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Summary
The 38th annual J.P. Morgan Healthcare Conference (JPM) took place in San Francisco, CA from January
13-16, 2020. A list of events and catalysts that were announced or updated at the conference are
included in this report. Below are some key points from the company presentations.

Key Takeaways – Conference Review
Mega Cap Companies
•

GlaxoSmithKline (GSK) CEO Emma Walmsley began the presentation by pointing to the
company’s successful progress on its key 2019 priorities, including driving gradual growth of its
two-drug regimens in the saturated HIV market, further advancing its growing oncology pipeline
with three pivotal data readouts and the acquisition of Tesaro, progressing four new assets into
pivotal trials, and growing sales of its vaccines portfolio (primarily due to increasing Shingrix
uptake). In addition, GlaxoSmithKline completed the formation of a consumer healthcarefocused joint venture with Pfizer in August 2019, and intends to continue preparations
throughout 2020 to spin off the joint venture into a separate business, allowing the company to
focus solely on its pharmaceuticals and vaccines business and benefit from cost synergies of
£0.5bn by 2022. Turning to key 2020 growth drivers, Walmsley highlighted expectations for
Shingrix’s continued rapid sales growth due to continued uptake in the US, Canada, and
Germany, as well as anticipated launches in Japan and China. In the US, Walmsley noted that
only 11 million of the estimated 115 million eligible individuals aged >50 years had received at
least one dose of Shingrix, thus there remains considerable growth potential in this lucrative
market.
However, growth will be somewhat restricted by manufacturing capacity, with only a small
increase in supply expected in 2020, ahead of the anticipated completion of new manufacturing
facilities in 2024. Within GlaxoSmithKline’s respiratory portfolio, the company touted the
continued growth potential of Nucala and Trelegy, which will offset continued genericization of
Advair. Nucala remains the leading biologic in the asthma market due to its attractive selfadministration method and interim REALITI-A data showing significant reductions in
exacerbations in real-world practice. While the company’s own data showed a decline in market
share from 40% to 35% due to competitive launches, it believes that future revenue growth will
be driven by increasing use of biologics overall, with only a quarter of patients eligible for
biologics currently receiving them, and a potential future indication expansion for
hypereosinophilic syndrome. For Trelegy Ellipta, key 2020 growth drivers include anticipated
FDA approval for the treatment of asthma in mid-2020, and increasing organic growth in its
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current COPD indication, as more patients currently on dual combinations progress to triple
combination therapy. Within HIV, where the company’s flagship single-tablet regimen Triumeq
is losing ground to Gilead’s Biktarvy, GlaxoSmithKline is looking towards its growing portfolio of
lower-cost two-drug regimens to drive incremental revenue growth in 2020. Key catalysts
include the anticipated US and EU approval of the first ever monthly long-acting injectable
regimen (cabotegravir/rilpivirine), which received a surprise Complete Response Letter in
December 2019 due to manufacturing issues. While we expect that Gilead will retain a dominant
hold on the market with its portfolio of three-drug regimens, we do expect GlaxoSmithKline to
carve out a niche in the minority of patients who are seeking simplified treatment options.
In addition to two-drug regimens, the company is also looking to carve out a lucrative niche in
the very small subset of patients with multidrug resistance with the anticipated US approval of
fostemsavir in mid-2020. Finally, Walmsley moved on to the company’s ongoing efforts to
expand its oncology footprint and highlighted the wealth of experience gained via the
acquisition of Tesaro in January 2019, as well as through other unspecified external hires.
Walmsley pointed to anticipated 2020 approvals of belantamab mafodotin in
relapsed/refractory multiple myeloma and Zejula in the first-line ovarian cancer setting, and also
mentioned plans to initiate pivotal studies investigating belantamab mafodotin in earlier lines of
therapy for multiple myeloma this year. In addition, FDA approval of dostarlimab, a PD-1 agent
gained as part of the Tesaro acquisition, is expected for the second-line treatment of
endometrial cancer in Q4 2020. The company views dostarlimab as a key future growth driver,
both through future expansions into earlier lines of therapy in the endometrial cancer setting as
well as in different tumor types. During the Q&A session, company officials also noted the
potential for synergistic combinations with the PARP inhibitor Zejula, as well as collaborative
studies with Merck KGaA, with whom GlaxoSmithKline formed an oncology-focused strategic
alliance in February 2019.
•

In a fireside chat, Johnson & Johnson (JNJ) EVP of Medical Devices, Ashley McEvoy, and EVP of
Pharmaceuticals, Jennifer Taubert, celebrated the success of the company's immunology
platform and discussed the potential pivots in the company's strategic direction. The company
believes biologics are a relatively unexplored therapeutic, with Stelara and Tremfya both seeing
clinical advancement in gastroenterology in 2019. Stelara achieved FDA approval in ulcerative
colitis in October 2019, and the company has filed a sBLA for Tremfya, already approved for
psoriasis, for the treatment of psoriatic arthritis in July 2019. Concentrating their efforts on their
orthopedic program, Johnson & Johnson hopes to turn their orthopedic performance around
from -1% to a positive 1% performance. The company also believes that robotics will reshape
future surgical practices and the orthopedic industry by providing a smarter, less invasive and
more personalized standard of care in the next 10–20 years.
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•

Novartis’s (NVS) CEO Vas Narasimhan set the tone initially with company top-line financial
figures; declaring a strong 9% increase in net sales versus 2018. He made it clear Novartis’s topselling drug, Cosentyx, provided only 8% of total sales, which while fruitful suggests the
company is not fully dependent on one blockbuster drug, and in fact, have strength and depth in
the rest of their assets/pipeline. This was confirmed as management discussed their portfolio
and described it as large and diversified across a range of therapeutic areas, and further to this
there seems to have been a drive for investment in advanced therapy platforms such as cell and
gene therapies. Moreover, another theme from their pipeline was innovation, and they
currently have approximately 90% of pipeline candidates as first-in-class/first-in-indication.
Overall, 2019 was described as a breakthrough year for Novartis, with five NME approvals of
potential blockbuster therapies: Zolgensma (spinal muscular atrophy), Mayzent (secondary
progressive MS), Piqray (breast cancer), Beovu (wet AMD), and Adakveo (sickle cell disease). In
2020, potential catalysts Novartis predicted as helping maintain long-term momentum include
approvals of ofatumumab in relapse-remitting MS, capmatinib in non-small cell lung cancer, and
Entresto in heart failure, amongst others. Additionally, a steady flow of major readouts from
pivotal trials is planned for the upcoming year, including asciminib in a chronic myeloid leukemia
trial and Jakavi being investigated in chronic graft-versus-host disease. With regard to leading
drug performances, Cosentyx achieved $2.6bn through nine months of 2019. The next highest
earner being Entresto, bringing in $1.2bn, and then the oncology drug Promacta, performing
similarly well, producing $1bn in sales. Management further discussed the importance of
ensuring successful launches of advanced-stage drugs over the next couple of years, focusing on
the execution of 15 ongoing and upcoming major launches.
Proceeding the presentation, an audience member raised the topic of Gilenya and its ongoing
patent litigation case. The CEO answered that several court cases are still ongoing as they battle
to uphold market exclusivity for Gilenya, and the company remains optimistic that they will
meet this desired outcome. He stated that in the worst-case scenario for the company, if all
trials are lost, then the earliest point at which generic fingolimods could be expected to enter
the market would be the second half of 2020, though he emphasized that revenue and
projections do not rely strongly on Gilenya.
Novartis also talked of the opportunity seen in data sciences and digital technologies and what
such fields can bring to the company, one example being the huge impact on the efficiency of
R&D/manufacturing processes. Consequently, Novartis have made major digital alliances with
Microsoft, Amazon Web Services, and Tencent. One of the last key strategies presented was
Novartis’s plans to accelerate launches and sales across key geographies. The company aims to
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double business in China by 2024 and seems to be progressing with 13 successful NME
approvals over the last five years and >50 NDA approvals planned for the next five. The CEO also
mentioned planned expansions of blockbuster drugs into emerging markets, where they foresee
sizable demand and return.
Roche’s (RHHBY) pharmaceutical division update at this year’s conference highlighted the
company’s portfolio rejuvenation efforts following the expiration of key patents for some of
their top-earning drugs, such as Herceptin (trastuzumab), Avastin (bevacizumab), and Rituxan
(rituximab). The presentation focused on four main topics: transforming the company culture,
replacing and extending the business, advancement of their pipeline therapies, and focusing on
the personalization of healthcare. The company has plans to submit a number of regulatory
filings in 2020 and is also pursuing indication expansions for their newer therapies in order to
support continued growth. Roche anticipates submitting regulatory filings in 2020 for Tecentriq
(atezolizumab) in the following indications: neoadjuvant triple-negative breast cancer, adjuvant
bladder cancer, first-line melanoma, and first-line ovarian cancer.
The company also plans to submit regulatory filings in 2020 for ipatasertib, an Akt inhibitor, for
the treatment of first- or second-line triple-negative breast cancer, first-line or later hormone
receptor-positive breast cancer, and first-line metastatic castration-resistant prostate cancer.
Other anticipated 2020 regulatory filings include idasanutlin in relapsed/refractory acute
myeloid leukemia, and the Perjeta (pertuzumab) and Herceptin fixed-dose combination in
HER2+ breast cancer. For Roche’s non-oncology franchises, regulatory filings for the company’s
Port Delivery System in neovascular age-related macular degeneration and for etrolizumab in
ulcerative colitis and Crohn’s disease are expected in 2020.

Large Cap Companies
•

Abbott (ABT) began the presentation stating that this is an exciting time for the company as it is
delivering organic growth of 7–8%, an impressive feat for a company of its size. A key driver of
sustainable growth is anticipating where the medical needs will be. Two particular examples of
this are through the acquisitions of St. Jude and Alere, with entry into the highly attractive
segments of cardiovascular care and diabetes, respectively. The firm then spoke about its
strength within the diabetes space, an area it has focused on for a quarter of a century. Abbott
has created a better way to tackle diabetes via continuous glucose monitoring, specifically with
its Libre product. Libre was launched in 2014 and is an easy-to-use and intuitive product that
lowers A1C and hyperglycemia with reduced hospitalization for diabetes patients. Libre has an
affordable price point and is offered at a 70% discount to its competitor. Annual 2019 revenues
were about $2bn with a growth rate of 65%. Abbott continued the presentation by stating that
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the diagnostics market is an overlooked segment in healthcare. The firm sees growth in this
market and is offering a portfolio of products that will capitalize on that growth. The Alinity suite
of diagnostics systems began a rollout two years ago in Europe and has had renewal rates above
90%. A US rollout is expected once more assays become available. Abbott plans to capitalize on
the $7bn structural heart market with its own devices and the assets acquired from St. Jude. The
firm currently offers the MitraClip device for mitral valve repair and is working on a modification
of the device called TriClip to address repairs of the tricuspid valve. Its Tendyne minimally
invasive system for mitral value replacement is expected to gain the CE mark in 2020. Upon
approval, Abbott would be able to offer physicians a complete solution for both the repair
(MitraClip) and replacement (Tendyne) of mitral values. Finally, when asked to speak about its
capital priorities, Abbott mentioned that it has paid down debt of over $9bn in the last three
years and will continue to allocate capital to shareholders via dividends. In M&A, the company is
always looking for strategic opportunities; however, there is nothing on the radar at this time. In
conclusion, president and COO Robert Ford said that Abbott is a reshaped company aligned to
the most pressing medical needs in key geographies.
•

During the fireside chat with AbbVie's (ABBV) Chairman and CEO Richard Gonzalez, Vice
Chairman and President Michael Severino, and Executive Vice President and CFO Rob Michael,
core topics discussed included AbbVie's Allergan acquisition, the biosimilar threat to Humira,
future pipeline readouts in hematology, oncology, and immunology, as well as new launches,
Rinvoq and Skyrizi. AbbVie maintains its commitment to strong dividend growth with a 10.3%
increase reported during the Q3 2019 call, almost tripling the dividend since inception. The
payout ratio was 48% in 2019 and the dividend will continue to grow, but not at the rate of
earnings growth, thus it is expected to fall to the low to mid 40s. In 2023, the payout ratio will
reach to the low-to-mid 50s and then return to the high 40s. Operating margins should remain
healthy despite the upcoming erosion curve, as it was affirmed that expenses were kept flat in
2019 while investing fully in new products.
With the closing of the Allergan deal pending in Q1 2020, it is an exciting time for AbbVie.
Gaining $2bn in synergies, Gonzalez was confident that this will reposition AbbVie to be even
stronger with long-term firepower for investments in R&D to propel innovation in four key
growth drivers: immunology, oncology, neuroscience, and medical aesthetics. Gonzales
delineated plans for Allergan's medical aesthetics business to be kept as a standalone business
and nurtured with experience gained from the historical acquisition of Pharmacyclics, which was
set up as an independent organization to maximize effectiveness. The medical aesthetics
business will benefit from R&D and business development investment, and there are intentions
to create an R&D organization in California with a director who will report directly to Severino.
The company will leverage its presence in 170 countries to allow the aesthetics unit to plug into
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existing infrastructure in each region. The eye care franchise will be directly integrated into
AbbVie's product portfolio.
AbbVie's late-stage pipeline is anticipated to deliver an array of clinical trial readouts in 2020,
including Phase III psoriatic arthritis data for Rinvoq that will be the second pivotal trial in this
indication, which is essential for moving forward to filing for approval. In the immunology space,
Phase III atopic dermatitis data for Rinvoq and the first induction data for Skyrizi in Crohn's
disease are also expected. Imbruvica was singled out from AbbVie's oncology portfolio regarding
its Phase III graft-versus-host disease data that will be announced in 2020 and Phase III data
pertaining to its efficacy when utilized in combination with Venclexta.
AbbVie's early pipeline will generate data from six new proof-of-concept programs each year.
Early-stage assets include AbbVie's immuno-oncology program and TNF drug-conjugate
program, the latter of which aims to deliver high potency steroids that cannot be delivered
systemically. This approach is likely to be amenable to all diseases treated with anti-TNFs as well
as challenging diseases such as lupus.
Gonzalez touted that Skyrizi has redefined the psoriasis market through its unprecedented
efficacy, which improves over time, in contrast to competitors in its class that wane in efficacy
with prolonged use. Physicians have reportedly been enthusiastic regarding its quarterly dosing
as well. Impressively, the brand has grown to become the market share leader at 25% in-play
market share. It was elucidated that the minority of Skyrizi's share has been captured from
AbbVie's crown jewel Humira, which declined 3–4% in market share. AbbVie holds a dominant
position in the psoriasis market with Humira and Skyrizi constituting ~47% market share.
Discussions moved onto recently launched Rinvoq, which has been positioned as superior to
Humira with potent efficacy in refractory rheumatoid arthritis patients. Thus far, Rinvoq has
carved out a 9% in-play market share, and this has been achieved through 1% each month.
Roughly 1/3 of its market share may be attributed to use in treatment-naïve patients and 2/3 in
second- and third-line patients. The company has high aspirations for the brand to challenge
leadership in the rheumatoid arthritis market and expects the product to settle predominantly
into a first-line option. Gonzalez was confident in the prominent opportunity and potential for
both Skyrizi and Rinvoq in the immunology space, especially considering that 40% of Humira's
sales are derived from rheumatoid arthritis and psoriasis. Rinvoq and Skyrizi were reported to
be comparable in their net prices versus Humira. The CEO emphasized that AbbVie is wellpositioned to deliver high levels of execution, with a strong presence in both markets. Line
extensions for these two products are being planned over the next several years. In particular,
the irritable bowel disease market is a large underserved market, atopic dermatitis only has one
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competitor from a biologic standpoint, and psoriatic arthritis will also be pertinent for label
expansions. Gonzalez declared that Skyrizi and Rinvoq should be able to match or exceed
Humira as they will pursue all of the main indications that Humira treats, plus atopic dermatitis,
thus affording broad applicability.
On the biosimilar adalimumab front, there will be seven or eight competitors entering in 2023,
which is anticipated to create an erosion dynamic that is steep upon initiation and rapidly
stabilizes. Fierce biosimilar competition from four simultaneous biosimilar adalimumab launches
gave rise to this phenomenon in the EU. Within the international markets that possessed
biosimilars in 2019, biosimilar erosion of Humira stood at ~45–48%, of which 20–30% may be
attributed to market share loss, while the rest was due to price. With respect to the US, it should
be taken into account that the US drug pricing system is constructed differently, and this is likely
to drive different dynamics.
•

Alexion (ALXN) CEO Ludwig Hantson began the presentation by voicing the ambitions of Alexion
of becoming the market leader in treating rare diseases. He elaborated by going into operations
supporting this drive, stating that Alexion currently has 19 clinical development programs
planned for 2020 and hope to deliver 10 successful launches by 2023. It appears that in less than
two years, neurology has grown to be the largest franchise for the company based on patient
volume. Consequently, Alexion further aspires to treat four times the amount of US neurology
patients it provides treatments for currently by 2025. The company achieved >20% top-line
revenue growth in FY2019 versus FY2018 and it outlined its commitment to continue doubledigit revenue growth moving forwards. The CEO then praised Ultomiris as the market leader in
paroxysmal nocturnal hemoglobinuria (PNH), and described conversion figures of 59% (US), 60%
(Germany), and 44% (Japan) of patients transferring from Soliris to Ultomiris so far.
These figures provide good momentum for the company’s lifecycle strategy as the patent cliff
for Soliris looms. This exceeds their previously mentioned target of achieving 70% conversion of
Soliris patients to Ultomiris by the end of 2020, and management subsequently project this
target to be achieved by H2 2020. Similar ambitions for Soliris/Ultomiris conversion were laid
out for atypical hemolytic uremic syndrome (aHUS), in which management believe they can
achieve 70% drug conversion rates in two years following launch, with US launch of Ultomiris in
this indication having already occurred and the EU launch planned for H1 2020. Additionally,
Alexion is working on optimizing Ultomiris administration through a high concentration
formulation (100mg/ml) and a subcutaneous formulation. The high concentration formulation
has the potential to reduce infusion times by 50% so that patients will only have to receive a 45minute infusion once every two months, while the subcutaneous formulation offers a onceweekly dosing option. These approaches aim to differentiate Ultomiris from the incoming wave
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of Soliris biosimilars expected in the coming years. Alexion projects launches in 2020 and 2021
for the high concentration and subcutaneous formulations, respectively.
Management also discussed further future growth opportunities, referring to amyotrophic
lateral sclerosis (ALS) as one such venture. A Phase III ALS study, evaluating Ultomiris in a
randomized placebo-controlled setting, is expected to start in February 2020, and Alexion claims
this could be deemed a registration study, depending on the outcome. The potential of Soliris in
complement-mediated thrombotic microangiopathy (CM-TMA) and thrombotic
microangiopathy associated with hematopoietic stem cell transplantation (HSCT-TMA) was
alluded to, as was the potential for ALXN1810, a novel formulation leveraging Halozyme PH20
technology, which is destined for a renal basket case study. The company also believes in the
blockbuster potential of ALXN1840 in Wilson’s disease, with an expectation of enrollment
completion of its Phase III FOCuS trial in Q1 2020; the company then hopes to deliver top-line
data from this trial in 2021. Lastly, Alexion clarified that it anticipates the acquisition of Achillion
to be complete in H1 2020, and promoted the Factor D platform belonging to Achillion, with two
associated clinical stage assets.
•

Alnylam (ALNY) announced fourth quarter and full-year sales of $56m and $166m for Onpattro,
which is in the range of expectations. The drug was approved for polyneuropathy of hereditary
ATTR amyloidosis in August 2018, and officials focused on the steady growth of sales and the
potential to spur growth even further in the 2021–23 timeframe after further data from IV
Onpattro on the 6MWT in ATTR cardiomyopathy patients (either hereditary or wild type) and
with approval of their potentially quarterly SC drug Vutrisiran, which is being studied in the
HELIOS-A trial for neurologic parameters. Importantly, more definitive data on cardiomyopathy
outcomes will come subsequently from the HELIOS-B trial for Vutrisiran. Officials acknowledged
that while almost all patients have aspects of both cardiomyopathy and polyneuropathy, they
focus on cardiomyopathy because the symptoms develop more quickly and it is the primary
cause of death, so there is more urgency to recognize it. They also noted that there is noninvasive testing available to cardiologists, and these patients often have polyneuropathy.
There has been some question, though, on the prospects of the franchise, given approval of
Pfizer's oral Vyndaqel for cardiomyopathy of either wild type or hereditary ATTR in the US in
May 2019, with $79m in US sales already in Q3 2019. In the JPM breakout session, ALNY officials
downplayed a drop in Onpattro's percent of starts from cardiologists reported in their Q3 2019
earnings call, which fell from around 50% to 33%. At that time, they had said that levels were
increased back to 50% in September and October, but at JPM they did not give further details,
other than to say for the year, 44% of starts were from cardiologists and 38% from neurologists.
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They will give 2020 guidance for revenues in their Q4 2019 call, so it will be interesting to see if
more details may be available then.
Officials noted that in addition to strong reductions in cardiac outcomes in Onpattro's initial
APOLLO study, a small UK case series showed dramatic reductions in cardiac amyloid, which
they said had not been seen with oral stabilizers like Vyndaqel, though Eidos's potentially
stronger stabilizer AG10 is also in development, giving them hope that possibly greater efficacy
with their gene silencing will ultimately lead the market, though they felt things would develop
similarly to the multiple sclerosis market, with multiple successful drugs and combination use.
Officials in the breakout also said they expect Japan to be the second largest market for
Onpattro by the end of 2020, given the level of endemic disease in the country, but they will
wait several years before moving into China. They still need to complete reimbursement
negotiations in Brazil.
Officials also talked about their path to sustainability and potential for building a top-tier
biotech company with the addition of multiple other drugs from their versatile platform, in a
breadth of different indications. Givlaari was already approved for acute hepatic porphyria in
November 2019, and while officials did not give details on the launch -- other than an associated
press release noting 13 start forms in the first six weeks after launch -- they said they were
excited about early patient demand. They will leverage the infrastructure and approach they
took with Onpattro, and expect over $500m in peak annual sales, with reimbursement based on
value and prevalence-based adjustments, as noted in a Wall Street Journal article from this
morning. They additionally expect launches of lumasiran for primary hyperoxaluria type 1 in
2020, also a more than $500m peak annual sale opportunity and partnered drugs inclisiran for
hypercholesterolemia (up to 20% in royalties) and fitusiran for hemophilia (15–30% royalties) in
2020–21. Full data from lumasiran will be presented in March at the OxalEurope International
Congress. While the stock has increased 37% over the past year, it is still 15% below its 2017
peak, so of course continued growth in Onpattro sales and successful near-term launches will be
important for momentum. Alnylam's early-stage clinical pipeline has drugs for complementmediated conditions, hepatitis B, alpha-1 liver disease, and hypertension, and they additionally
plan 2-4 INDs per year, including NASH, ALECT2 amyloidosis, hereditary cerebral amyloid
angiopathy, and Huntington's disease. Two of the early-stage clinical drugs and three of the
preclinical drugs are partnered with Regeneron. Officials noted that unlike a broader industry
general probability of success (POS) of 5.5%, or 10% when programs are based on biomarkers,
which was actually based on Informa Pharma Intelligence’s own Trialtrove and Pharmaprojects
databases, Alnylam's own POS was 58.4%, which they attributed to their reproducible and
modular platform combined with genetically verified targets.
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•

Amgen (AMGN) Chairman and CEO Bob Bradway declared that while significant progress had
been made in 2019 on long-term growth, 2020 is now the year of execution regarding the
company's strong hand. In particular, Amgen made significant strides in 2019 through its
acquisition of Otezla and its strategic collaboration with BeiGene in China and invested a total of
$16bn. In 2020, the corporate strategy will focus on recently launched growth drivers and will
continue to expand Amgen's international footprint to support additional R&D investments and
maintain its commitment to capital returns for shareholders. Bradway highlighted the $64bn
that has been invested into the business since 2011 and compared this to the $66bn in cash
returns for shareholders over the same period. Notably, a quarter of Amgen's sales growth over
the next decade is anticipated to be fueled by expansion in the APAC region, with considerable
expansions in China and Japan. Molecular engineering, proteomics, and human genetics
platforms will be leveraged as part of the company's R&D strategy. Among the upcoming 2020
catalysts, we expect data from AMG 510's Phase II non-small cell lung cancer trial (that
completed enrollment in Q4 2019), while the drug’s Phase I combination regimen data will also
be reported. This year will further be busy with top-line data anticipated from tezepelumab's
Phase III trial in severe uncontrolled asthma, omecamtiv mecarbil's Phase III cardiovascular
outcomes data, Otezla’s Phase III mild-to-moderate psoriasis trial, and AMG 701's first clinical
trial data. Amgen's hematology and oncology products are on track to garner sales reaching
more than $5bn in 2020, with one in five cancer patients in the US receiving an Amgen
medicine.
With a rich product portfolio and pipeline, Bradway shone a light on AMG 510 in particular.
AMG 510 is a first-in-class KRAS G12C small molecule inhibitor. It is estimated that 12–13% of
patients express KRAS G12C, and the company is making efforts to make patients aware of their
tumor types and eligibility. AMG 510's potential as an adjunctive to PD-1 therapy and other
targeted therapies is being pursued to maximize opportunities. Additionally, Bradway
emphasized the progress made in 2019 regarding market access for the PCSK9 inhibitor Repatha
– namely for commercial patients and prospectively for Medicare Part D-eligible patients. Now
Medicare Part D patients have a $50 co-pay or lower. Despite setting a lower list price in 2019,
product sales have been reported to have grown through the price drop. The CEO accentuated
the pertinence of guidelines released by the European Society of Cardiology that support low
LDL levels in high- risk patients, which favors the use of PCSK9 inhibitors to be added to patients'
treatment regimens. Otezla was referred to with optimism, especially in light of the biosimilar
threat facing Enbrel. Biosimilars represent another key facet of Amgen's portfolio; however, few
details were disclosed on this front. Amgen's biosimilars annualized to $750m in Q3 2019.
Confident in Amgen's experience and presence in the inflammation market, Bradway touted
Otezla's position as the leading treatment in the post-topical, pre-biologic segments in its
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approved indications and alluded to plans for additional label expansions beyond mild-tomoderate psoriasis.
Aimovig was highlighted as a game-changer in the migraine landscape, with 10,000 primary care
physicians (out of ~30,000 prescribers) prescribing the product. Aimovig is backed by four years
of data that have elicited no attenuation of safety and efficacy. With ~300,000 patients on
Aimovig, the product was lauded as the total prescription market share leader in the CGRP
segment and leader in CGRP-naive patients. It was mentioned that Aimovig was losing in terms
of new prescriptions from switching; however, Amgen have added CVS coverage, and this
should give rise to a better performance in this respect. The company aims to exceed the 8,000
new Aimovig patients it garners each week by promoting earlier prophylactic use of anti-CGRPs.
Bradway elaborated that 82% of patients are now paying as patients have transitioned from
Amgen's large free drug program to start new patients on Aimovig, and Bradway also mentioned
slower progress moving non-contracted patients to contracts. Taking all of this into account,
Aimovig sales are anticipated to stabilize from Q2 2020 onwards.
•

BeiGene’s (BGNE) presentation opened with an overview of the company’s historic strengths
and recent achievements. CEO John Oyler discussed the China-inclusive global development and
commercial collaboration with Amgen, which the company hopes will position it as the partner
of choice in China. Additionally, Oyler focused on how the collaboration has strengthened
BeiGene’s balance sheet and how the pipeline assets included in the collaboration will broaden
the company’s portfolio. BeiGene is currently focused on the launch of Amgen’s drugs Xgeva
(denosumab), Kyprolis (carfilzomib), and Blincyto (blinatumomab) in China. The company also
provided updates for Brukinsa’s (zanubrutinib) clinical and commercial development. The launch
for Brukinsa, a Bruton’s tyrosine kinase (BTK) inhibitor, in the US is now underway following its
November 2019 accelerated approval as a treatment for previously treated mantle cell
lymphoma (MCL). BeiGene also expects to receive approval in China for Brukinsa in
relapsed/refractory MCL and relapsed/refractory chronic lymphocytic leukemia/small
lymphocytic lymphoma in the first half of 2020. The company also plans to file an NDA for
Waldenström macroglobulinemia in China in 2020. Outside of China, BeiGene plans to discuss
the data from the Phase III ASPEN trial of Brukinsa for the treatment of Waldenström
macroglobulinemia with both the FDA and EMA in the first half of 2020, to determine if there is
a path forward in this indication following the failure of Brukinsa to show superiority in
complete response and very good partial response rates over Imbruvica. BeiGene concluded
with a discussion around the developmental programs for tislelizumab, the company’s
programmed death-1 (PD-1) inhibitor, and for pamiparib, its poly (ADP-ribose) polymerase
(PARP) inhibitor. Topline results from several China-based and global trials are expected in 2020
for both programs.
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•

Biogen (BIIB) kicked off JPM with a vote of confidence in the risky business of treating
Alzheimer's disease by announcing the acquisition of Pfizer's PF-05251749 for $75m upfront and
up to $635m in potential milestone payments, as well as tiered royalties. As a regulator of
circadian rhythm, Biogen plans to evaluate the drug in the treatment of late-day confusion in
Alzheimer’s disease as well as a sleep-related circadian rhythm disorder associated with
Parkinson’s disease. A year ago, Pfizer announced the decision to exit their neuroscience early
development efforts, which included this Phase I asset. Biogen plans to initiate a Phase Ib study
towards the end of 2020. The company views this symptomatic treatment as complementary to
their Alzheimer's pipeline, led by the potential disease-modifying candidate aducanumab.
Suspended earlier in 2019 for futility based on a pooled interim analysis of two pivotal trials,
Biogen later revived the drug after review of additional data from the Phase III studies, one of
which seemed to show positive results. Perhaps justifying the controversial decision to apply for
approval without conducting another confirmatory trial, Biogen CEO Michel Vounatsos
highlighted the fact that a new patient is affected by Alzheimer's disease every minute.
According to the CEO, delaying full onset of the disease by five years could decrease the
prevalence and cost by 40% by 2050. During the Q&A breakout session, Biogen management
emphasized more than once the high degree of engagement they have had with the FDA since
their Type C meeting in June. Certainly, an approval for aducanumab would be significant. As
such, Vounatsos started the JPM presentation by commenting that they were at an inflection
point for the organization, noting that this also reflected other areas like stroke, lupus, ALS, and
ophthalmology. Throughout the presentation, the executive alluded to the market size and
unmet needs in neuroscience while making the case for breadth and maturity in the company's
pipeline as well as a proven ability to compete in the space. Biogen's presentation depicted US
Alzheimer's disease prevalence estimates to include more than 10 million people that would be
eligible for aducanumab based on the entry criteria for the pivotal program, which included
patients with mild cognitive impairment due to Alzheimer's disease. In the Q&A session,
Vounatsos stated that a lack of diagnostic capacity may be a key access barrier for several
patients if aducanumab were to be approved. Almost conspicuously, Biogen executives seemed
to make a point throughout the presentation to highlight the similarity of their partnered asset,
BAN2401, on which Eisai is the lead, to aducanumab. Indeed, during the breakout session, it was
noted that the FDA may consider similar antibodies to provide supporting evidence for the
aducanumab case for approval.
Moving to other programs, the company remains committed to their $9bn multiple sclerosis
franchise, including the recent launch of Vumerity and additional programs in the pipeline.
Spinraza for the treatment of spinal muscular atrophy showed revenue of $2bn over a 12-month
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period. Vounatsos showed European savings achieved with the help of Biogen's biosimilars
business, noting the potential future in the US market, and noted that the company’s presence
is generally growing in emerging markets. With $6bn in cash, Biogen is looking toward share
repurchasing and business development. With a focus on pipeline programs outside of
aducanumab, Vounatsos stated that using genetically validated targets improves the probability
of a study's success two-fold, so Biogen's R&D team has increased the number of programs for
genetically validated diseases in an attempt to rebalance risk in the portfolio. Examples called
out during the presentation included BIIB078 for ALS and BIIB054 for Parkinson's disease, with
Phase II results expected in 2020. Also specifically emphasized during the presentation were
tofersen for ALS, with Phase III results expected in 2021, and glibenclamide for stroke as
examples of programs with biomarkers supporting target engagement and disease activity.
Biogen reported that while they have large molecule capabilities, pointing out a new
manufacturing facility in Switzerland, they are not limited by modality, noting gene therapy
BIIB111 being evaluated for choroideremia and antisense oligonucleotide BIIB094 for the
treatment of Parkinson's disease. One slide was entirely dedicated to first-in-class anti-BDCA2,
BIIB059, expected to move into Phase III for the treatment of lupus. In all, 11 data readouts are
expected by the end of 2021.
•

BioMarin's (BMRN) CEO Jean-Jacques Bienaime highlighted the company's rare genetic
disorders pipeline, with particular emphasis pertaining to its leading candidates valoctocogene
roxaparvovec and vosoritide. The company generated $1.7bn in 2019, and this is projected to
increase to ~$2bn in 2020, taking into account valoctocogene roxaparvovec's anticipated US
approval in February 2020 and its launch thereafter. With a diversified global business in over 75
countries, the company is distinct from typical Big Pharma in deriving the majority of its
revenues from outside of the US (45% of its revenues in 2018 consisted of US sales). It was
declared that a break-even or better GAAP net income is expected in 2020 – an unprecedented
achievement for the company. BioMarin intends on submitting US and EU filings for vosoritide
for the treatment of achondroplasia in mid-2020. Additionally, Bienaime touched upon the BMN
307 gene therapy for phenylketonuria, which resides earlier in the pipeline with a Phase I/II
study set to commence in 2020. Notably, it was announced that BioMarin's gene therapy facility
has the potential to manufacture 10,000 gene therapy doses per year assuming 6e13 vg/kg dose
for valrox and BMN 307. This puts the company in a position to treat the whole US hemophilia A
population in two years, which Bienaime was confident would outperform competitors.
Bienaime accentuated valrox's strong clinical profile as a hemophilia A gene therapy, considering
that it has demonstrated superiority over the standard of care in terms of bleed control. An
impressive 100% median reduction in annualized bleeding rate was attained at three years. The
CEO further touted the optimal vector choice of AAV5 as this confers the largest patient
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eligibility based on seroprevalence rates in the hemophilia A population. Crucially, it was
reported that 79% of hemophilia A patients in the US are eligible for the therapy, and Bienaime
contrasted this with Sangamo's potential patient population, that is roughly 10 times smaller at
7.5%. Commercial preparations are under way, with half of the salesforce recruited, extensive
education programs in place, and payer engagement. According to BioMarin's market research,
payers value the increase in and stability of FVIII levels, the reduction in FVIII utilization, and the
reduction in bleeds associated with valrox treatment, and were comfortable with a wholesale
acquisition cost of $2m–$3m per therapy. Vosoritide is on track to launch in 2021, satisfying
critical unmet need as the first medication for achondroplasia, with the only treatment currently
available being limb-lengthening surgery. Phase III data have yielded a 1.6cm/year placeboadjusted increase from baseline in growth velocity after a year of treatment with vosoritide. The
CEO suggested that patients may experience a significant height increase of a foot with the
therapy. Considering the favorable safety and tolerability profile established across vosoritide's
clinical program, BioMarin is expanding the target patient population to include infants and
toddlers ages 0–5 years to maximize clinical benefit and commercial potential through a Phase II
study. Two of the pediatric cohorts have been fully enrolled. Pre-submission meetings with
health authorities are planned during the first half of 2020 to discuss marketing applications.
BMN 307 is BioMarin's next gene therapy to reach clinical trials in the US and UK. Importantly,
the product represents the company's potential third therapy to treat phenylketonuria. In Q1
2020, the company will initiate the potential registration-enabling Phase I/II PHEARLESS trial,
which will be the first clinical trial conducted with commercial scale material. Furthermore, a
brief slide was dedicated to one of its marketed drugs, Palynziq, which is expected to generate
~$200m in 2020. There remains significant uncaptured phenylketonuria market share for the
product, as ~800 out of a total 30,000 patients in the US and EUMEA are receiving Palynziq as of
Q3 2019, and the only other approved product is Kuvan (~1,900 patients).
•

Bristol-Myers Squibb (BMY) Chairman and CEO Giovanni Caforio struck a very upbeat
assessment of his new-look company, with the Celgene acquisition having recently closed.
Despite only recently breaking into the top 10, his vision is bold: to become the leading
biopharma company in the industry. It could be inferred from the JP Morgan presentation that
BMS’s near-term priority is to consolidate its existing business, with a financial focus on using its
strong cash flow to pay down its debt, fund $7bn in share buybacks, and increase dividends,
although the company is still looking for business development opportunities. However, BMS is
likely to remain frugal in the near term, contented with its existing pipeline of new launches and
lifecycle management. Over the next 24 months, BMS is planning to execute eight new
launches, including expanding its Opdivo-Yervoy IO-IO combination to first-line NSCLC, where
the company expects to be able to play a significant role despite trailing Merck and Roche.
January 2020|15

Continued development will pivot Opdivo and other IO candidates towards the adjuvant setting,
which BMS is betting on becoming the next frontier for IO. Its hematology franchise will afford
five new launch opportunities – Reblozyl, Inrebic, liso-cel, ide-cel, and CC-486 – while ozanimod
and its TYK-2 program will broaden its immunology portfolio. Further back in the company’s
pipeline, BMS placed particular emphasis on its CELMoD agents, its anti-BCMA T-cell engager,
next-generation cell therapies, and a Factor XIa program. On the financial side, its key brands
are all posting notable revenue growth, Eliquis being the standout performer with 25% growth
to reach $5.9bn as it erodes use of warfarin in the anticoagulants market. Revlimid grew a
further 13% to $8.1bn, while Opdivo also achieved 10% growth and $5.1bn in sales. These
brands and their continued profitability will be essential to carry BMS through this postacquisition period, although the company is also on track to deliver $2.5bn in synergies.
•

Cardinal Health (CAH) began its presentation by restating its sheer size and reach and displaying
revenues of $146bn in FY2019. Looking further into its two main segments, actual profits
delivered were split between their pharmaceutical and medical divisions, which delivered profits
of $1.8bn and $576m, respectively. The CEO, Mike Kaufmann, outlined how their leading sector,
the pharmaceutical segment, has most recently secured the renewals of its three biggest clients,
extending these contracts to at least the next four years. The pharmaceutical segment is broken
down further into pharmaceutical distribution, specialty solutions, and nuclear & precision
health solutions departments. Specialty solutions is aimed at manufacturers and healthcare
providers (acute and physician offices), and this sector earned Cardinal $5bn revenue in 2015,
rising to $19bn in 2019. This is therefore why Cardinal prioritizes growing this department, but
also investing in higher margin services businesses, such as connected care, and focusing on
maximizing their generics programs.
The CEO illustrated four key components to their generics program: procuring drugs at lower
cost, growing volumes in generics, launching generics successfully and appropriately and
strategically pricing generic drugs to customers. Cardinal’s less lucrative medical segment sees
similar key drivers for success, such as growing core areas of this business, investing in higher
margin services businesses, and improving efficiency and cost position. The CEO finished by
discussing how the company’s capital deployment model prioritizes investing in future growth,
maintaining appropriate debt leverage – Cardinal paid off $1bn in FY2019 – and growing its
dividend. If these are fulfilled, Mike Kaufmann then stated that subsequent priorities lie in the
consideration of strategic M&A and evaluating share repurchases.

•

Daiichi Sankyo (4568:JP) kicked off their session with an update on their global mainstay
product edoxaban (Lixiana/Savaysa), an anticoagulant used for atrial fibrillation and venous
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thromboembolism. Edoxaban is Daiichi’s top-selling product and has become the market leader
in Japan, capturing 37.4% of sales in Q2 2019. Daiichi also indicated that edoxaban has been
experiencing steady growth across all markets, including China, where it was recently launched
in August 2019. Daiichi Sankyo’s overall projected revenue for FY2019 is JPY955bn, with an
operating profit of JPY125bn. 61.7% of the company’s revenue comes from Japan, with 16.0%
coming from North America and 9.8% coming from Europe.
After these updates, CEO Sunao Manabe used Daiichi’s presentation to introduce the company’s
revised R&D focus of “3 and Alpha,” which will support the company’s goal of centering
oncology as the core business. The “3” refers to Daiichi’s three lead antibody-drug conjugates
(ADCs) – DS-8201, DS-1062, and U3-1402 – that are in development for different solid tumor
indications. “Alpha” refers to the company’s possible future ADC assets, the acute myeloid
leukemia franchise, the breakthrough science, and the specialty medicine division. Daiichi will
focus its R&D investments primarily on the three main ADCs and plans to invest more than
JPY100bn in CMC and manufacturing in order to scale up operations. The company will prioritize
the enhancement of their manufacturing capabilities in the US since they have identified it as
the most important market for the growth of the oncology business.
Daiichi Sankyo provided an update on the development portfolio for DS-8201, which is now
known as Enhertu in the US following the December 2019 accelerated approval in third-line
HER2-positive unresectable or metastatic breast cancer. Enhertu has already been launched in
the US, and a New Drug Application (NDA) has been accepted in Japan. The company confirmed
that a submission to the European Medicines Agency (EMA) is planned for the first half of
FY2020. The global development and commercialization collaboration with AstraZeneca has
allowed Daiichi Sankyo to plan a total of 43 studies for DS-8201 in a number of various solid
tumors. Results from the pivotal Phase II DESTINY-Gastric01 study in HER2-positive, metastatic
gastric cancer are expected in Q4 FY2019, with an additional update presented at the 2020
American Society of Clinical Oncology Annual Meeting (ASCO 2020). Daiichi Sankyo will also
present results from the Phase II colorectal cancer study, the Phase II non-squamous small cell
lung cancer (NSCLC) study, and the Phase I study of DS-8201 in combination with nivolumab for
the treatment of breast or bladder cancer at ASCO 2020.
DS-1062, the company’s lead anti-Trop-2 ADC, is in development for heavily pre-treated NSCLC.
The company expects to present results from the expansion cohort of the Phase I NSCLC study
at ASCO 2020. Daiichi announced plans to initiate a pivotal monotherapy Phase II study in NSCLC
in the second half of 2020 and, if the Phase I results are actionable, may also launch a Phase II
program in EGFR mutant NSCLC. Furthermore, there are plans to initiate three Phase Ib studies
of DS-1062 in combination with select PD-1/PD-L1 inhibitors for the first-line treatment of
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NSCLC. If successful, these Phase Ib studies will enable a randomized study against the current
standard of care. Finally, Daiichi presented an update on U3-1402, an anti-HER3 ADC that is
currently in development for NSCLC. Data from the expansion cohort of the Phase I NSCLC study
will be presented at the IASLC 21th World Conference on Lung Cancer. The company believes
that EGFR-mutated NSCLC presents an opportunity to develop the ADC as a monotherapy.
However, there are also plans to pursue the combination of U3-1402 and osimertinib as an
NSCLC treatment. During the presentation, Daiichi Sankyo announced that they are planning to
initiate Phase II studies of U3-1402 in both colorectal and prostate cancer.
•

As expected, the focus of Dexcom’s (DXCM) presentation was the Dexcom G6 Pro continuous
glucose monitoring (CGM) system, and the company’s commercial expectations and 2020 plans.
The company provided a preliminary 2019 revenue figure of $1.470bn, a growth of 42% from
2018. The Dexcom G6 Pro CGM is a single-use CGM device that gathers real-time glucose data
over a 10-day period and is approved for ages two years and up. Dexcom approximates the
potential US market to total ~27 million type 2 diabetes patients, with current penetration at
~15% of the US type 2 “intensive” diabetes population and 35–40% of the US type 1 diabetes
population. The company also guided estimates for full-year 2020 revenue to range from
$1.725bn to $1.775bn, with growth expected to be driven through increased rollout of G6 into
new geographies and increased market access in core markets.
Additionally, Dexcom highlighted their multiple strategic objectives for 2020 to improve their
CGM device, including their intention to double the capacity of the current G6 device by H2
2020, and their development plans for the next model, Dexcom G7. Dexcom G7 is currently in
clinical trials, with the company hoping to scale up their manufacturing and have a limited
launch of the G7 model by late 2020. The Dexcom G7 is planned to have improved benefits such
as real-time CGM and an extended sensor wear of two weeks. Moreover, Dexcom will continue
to focus on expanding the presence of Dexcom CGM in all diabetic patients by pursuing a label
expansion for Dexcom CGM to include patients who are pregnant, and by increasing the
prevalence Dexcom CGM in non- intensive type 2 diabetes and pre-diabetes patients to
demonstrate the value of CGM in multiple diabetic populations. Also, Dexcom will continue to
validate the clinical outcomes and safety of CGM within healthcare facilities and will integrate
CGM into healthcare facilities to improve hospital care and post-acute care by reducing
rehospitalization rates.

•

In a fireside chat format, CEO David Ricks talked about how Eli Lilly (LLY) is meeting their goals
for growing the company during 2015–20, after a nadir in revenues from patent expirations.
These included 1) top-line growth of 7% CAGR, if normalized for the Elanco animal health
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spinout, higher than the 6% goal; 2) launching 11 new products, with at least three under review
at the FDA – well on their way to the goal of 20 launches in 10 years; and 3) improving operating
margins, which they have done by more than 1,000 basis points, with a goal of margins of 31%
next year. They have grown the dividend, raising it 15% twice in a row, bought back shares, and
made a number of acquisitions, so they are well positioned with promising assets in Phase III,
like tirzepatide for diabetes and selpercatinib in oncology, as well as earlier stage candidates.
In diabetes, while Ricks acknowledged headwinds from price pressures in the low single digits,
they do not see more precipitous events ahead. The more precipitous events have come in the
past from payers commoditizing drugs, such as rapid-acting insulins, or the entrance of new
competitors – but they have actually been the new competitor in the DPP-IV, SGLT-2, and GLP-1
segments. For Jardiance and Trulicity, they have 90% coverage of patients, though for insulin
only 50%. Of note, Eli Lilly announced plans to introduce lower priced authorized generics of
Humalog Mix75/25 KwikPen and Humalog Junior KwikPen, which will have list prices 50% lower
than the branded versions, which could help patients with co-pays (branded drugs give rebates,
but payers often do not pass those on to patients). Ricks noted the need to reform the insurance
system such that higher prices for patients are not subsidizing healthy patients and there is
more transparency in drug pricing.
Despite the price headwinds overall and flat volume for insulin, the GLP-1 class is growing in
volume by close to 30% and the SGLT-2 class by over 20%, so underlying class growth is helping
them do well. For patients going to an injectable after oral small molecules, about a third are on
GLP-1 agonists and two-thirds are on insulin, but for new patients, the split is more 50:50, so
they expect further growth of the GLP-1 agonist class. They expect REWIND CVOT data for
Trulicity on the label this year, and a high dose that will allow patients to stay on the drug
longer. Ricks downplayed the threat of Novo Nordisk's recently approved Rybelsus (oral
semaglutide, the first oral GLP-1 agonist), saying it is mainly cannibalizing Novo's own injectable
GLP-1 agonists, but we should note it is still quite early in the launch. However, he also noted
that tirzepatide, their very effective injectable dual GLP-1/GIP agonist, will have Phase III data
this year.
Ricks was also asked about their acquisition of Loxo Oncology last year, and said speed and
focus are particularly important in oncology, and in many cases small companies have
outcompeted large ones, especially in the early-stage setting. They are pleased with the talent
that came with Loxo, and their approach is to let them apply biotech techniques while providing
resources when needed – a "biotech inside pharma model". While they had three programs
starting Phase I in 2019, including what originated at Lilly, they would like more oncology assets.
In terms of the lofty pricing of potential oncology assets, Ricks just noted that in oncology, speed
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in execution and potential of being first-to-market, market size, possibility of add-on indications,
and probability of technical success are all factors.
Just prior to the conference, Eli Lilly announced the acquisition of Dermira, which has Phase III
lebrikizumab for moderate-to-severe atopic dermatitis. In general, Ricks reaffirmed that they
are mostly interested in bolt-on opportunities that add to their clinical or late preclinical
portfolio, not in already approved products or scaled companies. He said Eli Lilly is in a
somewhat unique position relative to its peers, with fairly diversified sources of revenues and in
an early phase of a growth period, and they do not have a strategic box to check, but are looking
for great assets that fit with what they know how to do in their five main therapeutic areas. He
said more than half of the opportunities are in oncology and a good portion in immunology, with
fewer venture-backed ideas in diabetes and neuroscience. Therefore, most deals will likely be in
oncology, though other areas are of strong interest. Of course, he said, it is harder to add value
the further along assets are in development, since asset prices are not generally depressed. But
for Dermira's lebrikizumab, they felt they could add value in clinical development in Phase III, as
well as in the commercial phase, with their global footprint in dermatology.
In terms of their pipeline catalysts for this year, they will have important late Phase III readouts
in immunology – mirikizumab ulcerative colitis induction data, with additional data in psoriasis,
and Olumiant in atopic dermatitis. In diabetes, they will have data from tirzepatide and the
heart failure with reduced ejection fraction (HFrEF) study of Jardiance. In oncology, there could
be early-stage data, but the timing is difficult to predict, and of course highly anticipated data
from Verzenio in monarchE are expected in 2021. The current Phase I/II portfolio will help
growth in the second half of the next decade. Ricks pointed out their tri-incretin agonist, a small
molecule oral GLP-1 agonist, a weekly basal insulin in Phase II, three Phase I assets in oncology
along with Phase II pegilodecakin, which should have data soon in NSCLC, and early-phase
checkpoint agonists in immunology to resolve the cycle of autoimmunity.
Finally, for the challenging Alzheimer's disease, Ricks noted that back in 2016, they narrowly
missed the endpoint for solanezumab's EXPEDITION 3, and they set out to run experiments to
more definitively prove efficacy. There were questions whether the dose was too low, or
treatment was started too late in the course of the disease, so they raised the dose for the
DIAN-TU and A4 Prevention studies, with the latter also looking at earlier treatment. They also
started Phase II studies for their plaque-specific and tau-specific antibodies, with data expected
early and mid-next year. So, they hope to more concretely answer whether soluble or plaquespecific beta-amyloid matter, or whether tau does, since the biology is unproven. The DIAN-TU
study would be fileable if positive, but it is a narrow genetic orphan-like population, so there

January 2020|20

may be more interest in whether it shows that soluble beta-amyloid can slow the disease, in
which case they may look again at the prior solanezumab data.
•

Active in the immune and inflammatory space, Galapagos (GLPS) COO and CFO Bart Filius
provided an upbeat overview of Galapagos's pipeline at this year's JPM conference. Of course,
the company kicked off with lead program, selective JAK1 inhibitor filgotinib, that will be their
first drug to launch in the company's 20-year history. Filius projected a new launch per year over
the next five years, starting with rheumatoid arthritis at the end of 2020. The Galapagos
executive referred to harnessing the Gilead collaboration as a steppingstone on which to build
out a commercial infrastructure in Europe. As part of the 2019 collaboration, Gilead gained
rights to filgotinib outside of Europe and will co-promote the product with Galapagos in Europe.
Galapagos will promote filgotinib for the expected rheumatoid arthritis launch in France, Italy,
and Spain, and then the year after they plan on launching the drug in the UK and Germany for
ulcerative colitis. Therefore, Galapagos will have a commercial footprint in these major
European markets, as well as Belgium and Holland where Galapagos retains exclusive rights, by
2021. In the following years, Galapagos will continue to roll out to the rest of Europe to be well
positioned for future products. The company expects the global market for the five major
filgotinib-targeted indications, rheumatoid arthritis, Crohn's disease, ulcerative colitis,
ankylosing spondylitis, and psoriatic arthritis, to be around $65 billion in total by 2017.
In 2020, topline Phase III readouts are expected in the SELECTION trial evaluating filgotinib in
ulcerative colitis, as well as Phase II topline data from '1205 in idiopathic pulmonary fibrosis,
'1690 in scleroderma, and '1972 in osteoarthritis. The company also expects a futility analysis in
early 2021 from the Phase III ISABELA trial evaluating autotoxin inhibitor '1690 in idiopathic
pulmonary fibrosis. Not mentioned during the presentation was the October Phase II failure of
partnered IL-17C inhibitor MOR106, an event that was touted as a win in Almirall's JPM
presentation a day prior, as that company expects to launch anti-IL-13 lebrikizumab for atopic
dermatitis in 2023. Unusually, the Galapagos presentation included a short video describing the
company's patented target discovery technique, that resulted in filgotinib and '1690, as well as
the Toledo class of drugs. This series of molecules have a dual mode of action, inhibiting proinflammatory cytokines but also stimulating immunoregulatory cytokines, which may help curb
the negative effects of pure immunosuppression, like infections. This program went into the
clinic in 2019 and includes '3312, which is expecting a topline proof-of-concept readout in
ulcerative colitis in 2020.

•

This year’s presentation was the first from Gilead’s (GILD) new CEO, Daniel O’Day, who sought
to highlight the continued growth potential of Gilead’s core HIV portfolio, as well as touting the
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company’s long-term growth prospects with a large clinical stage pipeline of 41 assets and the
intention to conduct additional partnership and/or M&A agreements. Investors tuning in for
possible announcements on new M&A activity will have been disappointed, as the company did
not disclose any new major deals, with O’Day instead confirming that future transactions will
focus exclusively on supplementing Gilead’s four key therapy areas: viral infections,
inflammatory diseases, fibrotic disease, and oncology. O’Day also drew attention to Gilead’s July
2019 expanded partnership with Galapagos, which has provided the company with eight new
clinical stage assets in the inflammation/fibrosis space, as well as over 20 preclinical programs.
As expected, Gilead’s presentation first focused on the durable growth prospects of its antiviral
portfolio, with Biktarvy in particular delivering rapid revenue growth as it increasingly dominates
the first-line HIV treatment setting. Gilead also guided that it expects 90–95% of patients in the
HIV treatment setting to have transitioned to tenofovir alafenamide (TAF)-based regimens by
Q4 2020, extending the lifespan of its HIV revenues by mitigating the impact from generic
versions of its older tenofovir disoproxil fumarate (TDF)-based brands. Given anticipated
competition from generic versions of Truvada from September 2020, Gilead is targeting a lower
rate of conversion (40–45%) to Descovy within the lucrative pre-exposure prophylaxis setting.
Despite competitors ViiV Healthcare and Merck & Co increasingly focusing on regimens with
simplified and more prolonged dosing schedules, O’Day expressed his confidence that Biktarvy
will remain the most-prescribed regimen in the treatment setting, but for patients who desire
less frequent dosing schedules, O’Day positioned the company’s first-in-class capsid inhibitor
(GS-6207) as the backbone of Gilead’s own efforts to simplify treatment to once-weekly oral or
monthly to six-monthly subcutaneous dosing schedules. Within the HBV space, the company
announced it expects Vemlidy to reach blockbuster revenues by 2022, due primarily to growth
in China and emerging markets.
O'Day then moved on to the company’s future growth areas of immunology, fibrotic diseases,
and oncology. Gilead highlighted the selective JAK-1 inhibitor filgotinib as its primary growth
driver in the immunology space, with pivotal trial readouts in ulcerative colitis expected in H1
2020, first approval expected in H2 2020 for rheumatoid arthritis, and subsequent approvals for
four additional indications expected in the next five years. O’Day also emphasized 11 other
clinical stage assets in its immunology/fibrosis portfolio, eight of which derive from its recent
expanded partnership with Galapagos. Within oncology, Gilead highlighted how its recent
acquisition of Kite Pharma and partnerships with various smaller biotechs had established it as a
leader in the immuno-oncology space, and that while it intends to focus primarily on cellular
therapies (such as Yescarta and KTE-X19), it also has a smaller early-phase pipeline of non-
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cellular therapies, paving the way for potential synergistic in-house combinations in the long
term.
•

Starting out the presentation with key achievements in 2019, GW Pharmaceuticals (GWPH) CEO
Justin Gover announced that the launch of Epidiolex has been successful with total 2019
revenues of $296m, which will be aided further by commercial launches in the EU. Net product
sales for Q4 2019 were $104m supported by an expansion of coverage and access for patients
resulting in 97% of insured patients having coverage for Epidiolex for Lennox-Gastaut and Dravet
syndromes.
Key priorities for Epidiolex in 2020 unsurprisingly include building revenue growth for the
cannabinoid-based drug. GW Pharmaceuticals aims to expand Epidiolex’s label to include
tuberous sclerosis complex (TSC) in both the US and the EU. Worldwide, TSC affects 1 million to
2 million people, and 90% of patients with TSC have epilepsy. An sNDA is currently planned for
Q1 2020, and an approval is expected around six months following submission. The company
plans to enter the long-term care segment, which will also be a key growth driver this year, as
well as continuing to expand its already substantial list of payer partnerships to further expand
access. In terms of EU launches, GW continues to work on executing successful launches, with
launches in the UK, Spain, and Italy expected in 2020. Adding to the existing nine Orange Book
patents with additional use patents this year will bolster the drug’s IP portfolio.
Gover provided additional updates on Nabiximols (Sativex outside the US), which has been
approved in more than 25 countries outside the US for the treatment of spasticity due to
multiple sclerosis (MS). GW has a Phase III program to introduce the drug to the US market, and
the trial is anticipated to initiate in the first half of this year and will enroll 450 patients across
the US and EU. Two smaller, 30-patient mechanistic studies will initiate in H1 2020 as well. The
US market potential for Nabiximols is estimated to reach $400m driven by high unmet needs
and a large potential patient pool. In all, 84% of MS patients experience spasticity and one-third
of these patients live with uncontrolled spasticity given that there have been no new
advancements in oral anti-spasticity drugs in two decades. Up to half of MS patients selfmedicate with cannabis.
Looking forward, GW Pharmaceuticals aims to target a second indication, spasticity associated
with spinal cord injury, which also has a sales potential above $400m. Broader spasticity
indications including post-stroke, ALS, traumatic brain injury, and cerebral palsy are also on the
horizon, along with post-traumatic stress disorder (PTSD) for which Nabiximols can potentially
help with sleep disturbance, anxiety, and irritability. GW Pharmaceuticals ended 2019 with
approximately $536m in cash and a total 2019 net sales revenue of $309m.
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•

Incyte (INCY) president and CEO Herve Hoppenot highlighted strong 24% product and royalty
revenue growth as an opener to this year’s overview, citing the company’s four sources of
revenue (Jakafi, Jakavi, Iclusig, and Olumiant) and $2bn in cash and equivalents for Q3. JAK
inhibitor Jakafi leads the pack with 25% growth for Q3 in comparison to last year. The ruxolitinib
tablet is now approved for three indications – myelofibrosis, polycythemia vera, and most
recently acute graft-versus-host disease (approved in 2019). Hoppenot noted that while late
studies with Jakafi in acute steroid refractory GvHD proved positive, the therapy showed no
success in studies of patients with steroid-naïve disease. Also discussed with regard to nearterm revenue potential were two NDA-filed projects, FGFR inhibitor pemigatinib for
cholangiocarcinoma and lung cancer candidate capmatinib. The latter is being developed under
a collaboration with partner Novartis; Incyte could see 12–14% sales revenues once the MET
inhibitor hits the market, plus over $500m in potential milestones.
Another near-term revenue source could be found in newly licensed tafasitamab, an anti-CD19
antibody exclusively licensed to Incyte by MorphoSys in a deal announced just hours before the
JPM conference kicked off. Incyte paid $750m up front for ex-US rights to the B-cell cancer
therapy, and will co-commercialize it in the US with MorphoSys, with a 50:50 profit/loss split.
The deal also includes a $150m equity investment in MorphoSys, $1.1bn in potential milestones,
and royalties on ex-US sales. Tafasitamab is highly synergistic with Incyte’s existing products; it is
awaiting approval by the FDA.
After discussing additional oncology pipeline activity, Hoppenot highlighted the company’s other
disease area of focus, dermatology, as a strong opportunity to diversify its US revenue. Topical
ruxolitinib is showing strong potential in the space, with Phase III trials under way in mild-tomoderate atopic dermatitis (top-line data expected in Q1 2020; positive results in comparison to
systemic therapies) and Phase III also initiated for vitiligo, a depigmentation disorder for which
there is currently no FDA approved treatment. Incyte is establishing a US dermatology unit
which will be staffed with 150 employees to promote both products once launched. The year’s
presentation wrapped up with highlights on the news flow expected throughout 2020, with the
most notable items including the firm’s three potential FDA approvals (pemigatinib for
cholangiocarcinoma, tafasitamab for diffuse large B-cell lymphoma, and capmatinib for nonsmall cell lung cancer).

•

Insulet (PODD) highlighted the current success of its Omnipod system, especially among
multiple daily injection users. The company also focused on their newly received coverage from
Medicare Part D. For the coming year, Insulet is focused on its Omnipod Horizon System, which
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will allow personal smartphone control over the delivery system. They have already completed
pre-pivotal study and are currently operating the pivotal study. Based on the anticipated
positive results, Insulet expects to launch the Horizon System in the second half of 2020.
•

Medtronic's (MDT) robust pipeline and expansion into emerging markets are the company's
primary focus for driving future growth. They also focus on continually innovating and creating
new markets. The transcatheter aortic valve replacement (TAVR) market will be expanded for
Medtronic during ACC in March of this year. Medtronic also plans to file for CE mark and FDA
approval of their surgical robotic product in the first quarter of the next fiscal year. The company
has increased their free cash flow and will use that to complete additional tuck-in acquisitions
and conduct share buybacks. Medtronic is targeting an 8% growth in EPS, a 40% dividend ratio,
and 13% ROIC.

•

Merck KGaA (MKGAY) opened the presentation talking about its three businesses which
compete in attractive markets. Its highly resilient healthcare business is focused on biologics and
small molecules for the oncology, immuno-oncology, and immunology spaces; the life sciences
business offers tools and services for the biotech industry; and its performance materials
business includes high-tech solutions and materials for electronics. The company has a balanced
portfolio that is delivering strong margins with sustainable growth. Merck reiterated that it is on
track to deliver pipeline sales of €2bn in 2022. The majority is attributed to the firm’s multiple
sclerosis drug Mavenclad, which generated global peak sales of €1bn–€1.4bn in 2019.
Mavenclad is now approved in 72 countries. Just days before the JMP conference, the company
reported that the Phase III JAVELIN trial of Bavencio in bladder cancer met its primary endpoint.
Merck is expecting new readouts of Bavencio in non-small cell lung cancer in H2 2020 and head
and neck cancer in 2021. The company filed for Japanese approval of tepotinib for NSCLC in Q4
2019, and a filing in the US is anticipated in 2020. The Phase III study of evobrutinib in multiple
sclerosis was initiated in H2 2019, and readouts in rheumatoid arthritis and lupus are expected
in H1 2020. Merck KGaA briefly mentioned the February 2019 alliance it signed with
GlaxoSmithKline involving its Phase II lung cancer program M7824. The company then went on
to talk about its life sciences business, which is setting the benchmark for industry performance
by capitalizing on three trends – complex biologics, digitalization/ecommerce, and growth in
Asia where more than 50% of biologics projects are based. Merck KGaA closed out the
conference offering insight on its guidance and outlook, with estimated 2019 net sales of
€15.7bn–€16.3bn and EPS of €5.30–€5.65, both including the acquisition of Versum. The firm is
entering the profitable growth and strategic expansion phase while delivering steady earnings
growth at high margins and low risk profile.
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•

Novo Nordisk (NVO) CSO Mads Thomsen started out by reiterating strategic goals in their areas
of focus. He said while they currently have 28% of the global diabetes market, they hope to
expand that to over 33% over the next five years. He said for obesity, they need to build the
market with data showing it is a serious, chronic, progressive but treatable disease, which they
hope to do with their CVOT for Ozempic. For biopharmaceuticals, they intend to maintain a
leading position by building on their hemophilia and growth hormone portfolios and also
focusing on rare endocrine, metabolic disorders, or hematologic disorders where they can make
a difference. Finally, they hope to establish a presence in other serious chronic diseases, notably
cardiovascular disease, NASH, and chronic kidney disease. Thomsen said they hope to roughly
triple the number of clinical assets they have from slightly below 20 to close to 60 over the next
decade.
For their insulin portfolio, while it has been a long road for their PK optimized insulin, LAI287,
which has weekly dosing and weekly glucose measurements and should soon have Phase II
proof-of-concept data, there is a new disruptive innovation cycle starting, as they believe they
now understand how to create glucose-sensitive insulin, which they hope should enter clinical
development in Q2 2020. However, LAI287 combined with their weekly GLP-1 agonist Ozempic
(injectable semaglutide) is also a focus. Insulin 965, a functional selective once-daily insulin,
which the company has said in the past should have microvascular and macrovascular benefits,
should have Phase I data in H1 2020. They are also in discussions with the FDA for a Phase III
program in type 1 diabetes prevention with an anti-IL21 antibody. In the breakout session,
officials said they will be launching their first connected pen, NovoPen 6, in H1 2020, but not in
the US, as it is not a durable pen market. Instead, in the US, they hope to next year launch a cap
that can be added to a FlexTouch pen for connectivity. They are also looking at how connectivity
can help improve compliance in obesity.
In the GLP-1 segment, on the last day of the conference, after their session, the company
announced that Ozempic had received a label extension for reducing CV risk, which was quite
positive given its relatively modest-sized CV safety study, but Rybelsus (oral semaglutide) just
gained a label addition for CV safety, though data from its CV safety study, which showed a
similar numerical reduction in CV risk as Ozempic but did not reach statistical significance,
appear on the label. During the presentation, Thomsen said they plan to soon launch Rybelsus,
the first oral GLP-1 agonist, in the primary care space, with the hope of moving treatment to
first or second line. In the breakout session, officials defended against questions that taking the
oral drug in the morning, half an hour before eating, is too complex for patients, saying that is
similar to thyroxin and other medications and early feedback has been positive. Their intention
would then be for injectables to be used for intensification, and in line with that, higher dose
Ozempic data are expected in H2 2020. They are looking at a plethora of opportunities with the
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injectable and oral semaglutide franchise, including larger CV outcomes studies in diabetes and
obesity, chronic kidney disease, diabetic retinopathy (despite the fact that Ozempic increased
diabetic retinopathy more acutely, possibly due to rapid glucose reductions), NASH, and possibly
further development based on investigator-initiated trials in Alzheimer's disease (for Victoza)
and Parkinson's disease.
There were actually a lot of questions about Alzheimer's disease in the breakout session, though
one would think it is a long shot. Officials said data from the investigator-initiated ELAD trial for
Victoza should be available in the next month or two. In addition to supportive animal studies, in
their own clinical studies of semaglutide, they have seen roughly a 50% reduction in the
diagnosis of dementia, albeit relative to only 50 cases in the control arm, so the data are quite
tentative. Also, they included a number of types of cases, such as Alzheimer's, vascular
dementia, and Lewy body dementia. For vascular dementia, there is also the rationale that
semaglutide appears to reduce the risk of stroke. While they could not provide results from
registry studies, as these were conducted by other investigators, they said the data on dementia
were similar, and in a Danish registry the benefit was not seen with other glucose-lowering
drugs. Much of the registry data are for Victoza, but they said semaglutide penetrates important
brain areas more effectively, and they are investigating whether the stay time and stability in
the brain differs. The company hopes to meet with regulators to see whether there is a fast and
effective path into pivotal studies, such as preventing an Alzheimer's diagnosis in patients with
mild cognitive impairment or showing functional outcomes improvements in the usual scales.
For obesity, Ozempic should have Phase III data this year, with regulatory submission in H1
2021. They are hoping Ozempic will show a 15% reduction in weight in the classical obesity trial,
STEP 1. Officials acknowledged weight loss versus controls may be less in other trials due to
their design. STEP 2 is in diabetics, who have reduced glycosuria with treatment that blunts
effectiveness. In another study, patients will initially lose weight on dietary therapy, so the
additional weight loss with Ozempic may not be as much. Finally, another study uses intensified
behavioral therapy, and since both that and Ozempic reduce eating, there may not be as much
additive effect. Officials said a way forward may be to focus on Ozempic with exercise rather
than dieting, as it takes care of reduced food intake. Thomsen also touted a combination with
their once-weekly injectable amylin compound, AM833, which they are hoping to yield 25%
weight loss, closer to surgical results. He did say in the breakout session that he gets nervous
about side effects when combining peptides of different classes, but they have found a titration
regimen for AM833 that is quite tolerable, and while they do not yet have data from a
combination study, but they have not seen a large number of dropouts, giving them more
confidence. Phase I data for the combination should come in H1 2020 and Phase I/II results in
H2 2021. He said they will also be investigating follow-on versions, that may combine both
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activities in one molecule and even make it orally available. In terms of other approaches, he has
been disappointed in what he has seen for oxyntomodulin and other GLP-1/glucagon coagonists and somewhat more impressed with GLP-1/GIP co-agonists, like Eli Lilly's tirzepatide,
but he believes the GLP-1/amylin combination will be the best. On the GLP-1/GIP co-agonists for
diabetes, Novo Nordisk is also working on a once-weekly GIP agonist for use with semaglutide.
However, they are still investigating what the best ratio is, which he implied raises questions for
tirzepatide.
For biopharmaceuticals, he noted that concizumab should be completing initial Phase III testing
towards the end of the year, with data in H1 2021, and their next-generation factor VIII mimetic
has entered clinical testing, but they are also working with bluebird bio on gene editing. They
are hoping for approval of somapacitan, the first once-weekly growth monotherapy for adults
with growth hormone deficiency (GHD), in H2 2020, and are also recruiting for a Phase III trial
for the pediatric population.
For other chronic diseases, they will have Phase I data for a PCSK9 peptide in H1 2020. In NASH,
they should have biopsy-based Phase II proof-of-concept data for semaglutide in H1 2020, and
hope to move directly to Phase III, as well as data from their collaboration with Gilead in H2
2020. There are a number of other catalysts across the portfolio for their various disease
focuses, as well.
Marcus Schindler, Novo's SVP for global drug discovery, noted how they are moving from just
focusing on peptides to leveraging internal capabilities and partnerships to explore new
platforms, including oral delivery, oligonucleotides, gene therapy, stem cells, and even small
molecules in some cases. He pointed to a number of novel partnerships, highlighting one with
Dicerna on small interfering RNA to help with intracellular targets that are generally not reached
by Novo's peptides and proteins. The presentation noted that 90% of molecular targets in
diabetes are intracellular. On stem cells, over the last couple of years, they have figured out the
protocols that have led to manufacturing of stable cells that can be tuned to the type of cells
they want, which has made them more confident and willing to invest further in the technology.
They are opening a manufacturing site for stem cells in Fremont, California.
•

Regeneron (REGN) approached JP Morgan with a pitch that targeted potential drug discovery
partners as much as its investors. Following a generous reflection on past successes, the
company reiterated the continuation of its business model, using proprietary technology to
validate new targets and generate sophisticated drug candidates against these. While the past
decade proved to be very fruitful for the company’s VelocImmune monoclonal antibody
platform, Regeneron intends to advance its offering with a pipeline that incorporates potentially
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best-in-class bispecific antibodies. Regeneron is producing two distinct sets of bispecifics –
either incorporating CD3 binding to bridge T cells to the tumor, or CD28 co-stimulatory
bispecifics that enhance anticancer activity in rational combinations.
Near-term pipeline catalysts are relatively sparse, hence the emphasis on Regeneron’s scientific
platform. Accordingly, the company is focusing its efforts on two key marketed products that it
believes represents pipelines in themselves. The first of these is Dupixent, where the
restructuring of its alliance with Sanofi will allow for greater attention. Expansions within
asthma and adolescent atopic dermatitis have contributed towards a steady uptick in
prescriptions, while the collaboration will explore several further opportunities within type 2
allergic/inflammatory diseases. Near-term expansions are focusing on pediatric patients,
eosinophilic esophagitis, and COPD, while there is clinical potential in airborne and food
allergies. In oncology, Regeneron anticipates that positive preliminary ORR data for Libtayo
monotherapy in first-line NSCLC will translate into competitive survival numbers. There are also
ongoing trials that will expand upon Libtayo’s current leadership position within dermatooncology, while in the longer term Regeneron believes that it is uniquely positioned to enhance
and extend responses in treatment settings that are currently inadequately addressed with
current IO agents, in part via its biological capabilities and combinatorial flexibility.
Perhaps tellingly, there was no mention whatsoever of either evinacumab or fasinumab, despite
being in late-stage development, potentially suggesting low clinical or commercial expectations
for these. Rather, the one pipeline agent that received top billing was REGN1979, the company’s
most advanced bispecific antibody against CD3 and CD20, which recently reported impressive
>90% response rates in late-stage follicular lymphoma patients. Regeneron has now initiated a
potentially pivotal Phase II program, allowing for regulatory submission in the 2021–22 period.
•

ResMed’s (RMD) focus on digital tools to increase adherence of its sleep apnea technologies
was the highlight of the day, as it is one of the few times that a company has not only used
digital analytics, but has incorporated it into their business development plan. ResMed is
concentrating on expanding the awareness of their technologies through diagnostic and
screening tools as well as partnerships, one of them being with Verily, a sister company of
Google and daughter of Alphabet. This partnership helps track potential patients and
undiagnosed consumers. Their main goal with this partnership is identify, engage, and enroll
patients across the world. ResMed is also concentrating on outside the hospital healthcare
(OHH), using the AirView and myAir applications to offer patients advanced analytics and
updates on their sleep apnea from within their own home, reducing trips to the hospital.
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•

CEO Paul Hudson delivered Sanofi’s (SNY) milestones and objectives at JPM this year,
highlighting Sanofi’s two-phase plan to focus on the growth of their products to create a leading
pipeline of R&D with more transformative launches. In addition, Hudson reviewed the
significant uptake achieved by Dupixent throughout 2019 in atopic dermatitis and asthma, with
plans to pursue the 6 to 11-year-old pediatric population for label expansion in both indications.
Sanofi is anticipating key growth to be driven by Dupixent in atopic dermatitis and asthma, with
ambitions of peak growth to reach >€10bn in sales across type 2 inflammatory disease. Within
their vaccines franchise, mid-to-high double-digit growth is expected through various market
expansions and multiple launches over the next year. Looking forward, within the next few years
Sanofi expects to accelerate their product portfolio with several planned submissions in 2021,
including fitusiran in hemophilia, BIVV001 in hemophilia, and SERD ('859) in breast cancer.
Sanofi also touched on the recently announced acquisition of Synthorx as part of their move
towards their new focus of immuno-oncology. Sanofi have reorganized their global business
units to have a more prioritized portfolio on specialty care (focusing on immunology, oncology,
and neurology), general medicines (with focus on diabetes, cardiovascular disease, and other
established products), and their vaccines franchise, which have brought in ~€10bn, ~€16bn, and
~€5bn over the past year, respectively.

•

Seattle Genetics (SGEN) began its presentation highlighting the current status of Adcetris, which
has experienced year-over-year growth since its initial approval in 2011. With the company’s
partnership with Takeda helping to grow ex-US sales, as well as approvals in first-line Hodgkin’s
lymphoma (HL) in the EU, Japan, and other countries, global sales for Adcetris exceeded $1bn in
2019. CEO Clay Siegall emphasized that through expansion of Adcetris’s clinical development
program, including first-line trials testing Opdivo/Adcetris-containing regimens in HL, retreatment trials and trials for patients unfit for chemotherapy in HL and non-Hodgkin’s
lymphoma (NHL), sales for the drug are expected to continue to grow.
Padcev, which was approved three months before its PDUFA date for previously treated bladder
cancer, was the next area of focus. Enrollment is nearly complete for this initial approval’s
associated confirmatory Phase III trial EV-301, which is designed to enable global registration.
Promising early-phase results for Padcev in combination with Keytruda in metastatic bladder
cancer have also led to the initiation of a global registrational Phase III trial testing the
combination compared to gemcitabine/platinum, which includes an experimental
Padcev/Keytruda/platinum arm. Additionally, the company plans on expanding development
into earlier stages of bladder cancer, with an initial focus on the Padcev/Keytruda combination
in muscle-invasive bladder cancer, and a developing strategy in non-muscle invasive bladder
cancer. Finally, the company is currently planning a basket trial in other tumors that express
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Nectin-4. Seattle Genetics is currently the only company testing drugs that target Nectin-4 in
clinical trials.
The focus then shifted to tucatinib, with a review of the impressive data from the HER2CLIMB
trial in breast cancer, as well as encouraging interim data for tucatinib/trastuzumab in HER2+
colorectal cancer in the registration-enabling MOUNTAINEER Phase II study. In terms of breast
cancer, the company also reiterated its plan to move to earlier lines of metastatic breast cancer
with the HER2CLIMB-02 trial.
Finally, the company discussed other pipeline assets, notably tisotumab vedotin, which is being
evaluated in a pivotal trial in metastatic/recurrent cervical cancer. Enrollment for this study is
already complete, and top-line results are expected in H1 2020.
•

Teleflex (TFX) president and CEO Liam Kelly highlighted the surgical device company’s
investments, growth, and opportunities, citing the firm’s global leadership in the key growing
markets of vascular, interventional access, and interventional urology. He noted that Teleflex’s
unique size makes it more nimble than larger device counterparts, and cited the interventional
urology, interventional access, OEM, and vascular access product lines as key factors
contributing to the company’s 2019 revenue growth. Year-to-date global revenue hit $1.9bn as
of September 2019, with close to $1.1bn of that coming from product sales in the Americas. The
vascular access business leads with $446m of that total, followed by interventional access and
anesthesia. Focus remains on five core building blocks: driving constant currency revenue
growth, delivering non-revenue dependent margin expansion, continuing to be a serial acquirer
(the company has completed 40 transactions since 2011), aligning the portfolio with favorable
demographics, and continuing to attract key talent focused on culture and core values.
Significant to this focus is the investment in key disease states and markets, including catheter
complications, anesthesia and emergency medicine, interventional procedures, percutaneous
laparoscopy, and men’s health. Kelly reviewed Teleflex’s current portfolio of eight marketed
products led by the UroLift interventional urology product for benign prostatic hyperplasia, and
also noted two upcoming offerings in the pipeline (EZPlaz freeze-dried plasma and the UroLift 2
system). The MANTA vascular closure device (for large bore femoral access site closure) is also
marketed under limited release in the US; the company gained MANTA through the acquisition
of Essential Medical in 2018. With a continued focus on key investment initiatives, Kelly firmly
noted that Teleflex is well positioned as a strong diversified global medtech company and is
seen as a rare and differentiated asset in the industry.
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•

In a fireside chat, Vertex Pharmaceuticals (VRTX) President and CEO Jeff Leiden and soon-to-be
CEO Reshma Kewalramani discussed the company's successful cystic fibrosis (CF) franchise and
plans for expansion into additional therapeutic areas. In looking back at key milestones, Leiden
pointed to the Trikafta approval as the obvious major milestone for CF, as it is a single medicine
that can potentially treat up to 90% of patients with a high degree of efficacy. He also pointed to
the successful reimbursement agreements reached with several European countries in the
second half of 2019 for Vertex's other CF medicines, enabling 9,000 new patients to access
Orkambi and Symkevi. Finally, he noted the rapid acceleration of the Vertex pipeline over the
past few years in moving from a single disease and expanding to around half a dozen
therapeutic areas.
Kewalramani looks to this pipeline to carry the company forward as the CF market matures. She
noted that they do not expect every pipeline opportunity to succeed, but has confidence in
those that might. Vertex management were particularly pleased with the broad US Trikafta label
and noted that they were pleased with its current progress on the market. Without providing
specifics on the launch, Kewalramani did note two factors that they view as drivers of the
launch; the first is the cycling of patients through the roughly 250 CF clinics in the US, and the
second involves reimbursement by state and by plan. The Vertex executive also outlined the
path to reaching 90% of CF patients globally, starting with the ongoing US launch, gaining
approval in the EU (expected around late 2020), followed by European reimbursement
discussions and launches, and achieving a label expansion down to patients aged six years and
older. A trial for this pediatric segment has already started and will support the planned
expansion of Trikafta both in the US and ex-US.
Often emphasized in Vertex presentations, management reiterated their very specific corporate
and research strategy, sticking to specialty markets where S, G&A expenditure is low and
promising never to develop a "me-too" product. This strategy provides for continued investment
in internal R&D, but also expansion through business development deals. Such deals would need
to continue to align with the company's research strategy centering on assets with validated
targets with assays and biomarkers that can predict success of the agents in clinical trials.
Notably, although Vertex has traditionally been a small molecule CF company, recent deals have
expanded to multiple diseases while focusing on additional modalities, including nucleic acid
therapies, gene editing technology, and cell therapies. Management highlighted recently
published preliminary results from a partnership using gene editing to treat sickle cell disease
and beta thalassemia. However, internally developed programs still focus on small molecules,
with proof-of-concept from an alpha-1 antitrypsin deficiency corrector anticipated in 2020.
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Mid Cap Companies
•

10X Genomics (TXG) focused on their two main products, Chromium and Visium. The company
ended the first three quarters of 2019 with $170m in revenues, which is a 75% year-on-year
growth as of Q3. The presenter opened with an explanation of the importance of high genomic
resolution at large scale, which encapsulates single cell data for thousands of cells, thereby
enabling multi-omic analyses and engineering biology. 10X Genomics then drew attention to
Chromium, which conducts millions of parallel reactions in a parallel cell suspension. Visium acts
to complement this product, through characterizing spatial analysis in an analogous fashion. The
company compared their growth in unpenetrated markets to real-time PCR, which currently has
50,000 units globally. Chromium currently has over 1,500 instruments worldwide. Further
development of these products and integration into the foundation of therapeutic development
could expand revenue to $13bn in the future. With a large global footprint, and over 700
patents issued/filed, 10X Genomics is expecting significant expansion in the product pipeline. To
finish the presentation, the company highlighted some of their future products, including their
next-generation platform that combines both the epigenome and RNA from the same cell.

•

On the second day of the JP Morgan Healthcare Conference, Acadia (ACAD) CEO Stephen Davis
gave updates particularly focusing on the company’s flagship product, Nuplazid. Nuplazid is a
selective serotonin inverse agonist (SSIA) and antagonist which targets 5-HT2A receptors and
was approved in the US in April 2016 for the treatment of hallucinations and delusions
associated with Parkinson’s disease psychosis (PDP). Davis provided a 2019 net sales guidance
for Nuplazid ranging from $330m to $340m, representing a 50% increase in revenue and a 38%
year-on-year increase in volume. At the end of 2019, Nuplazid had a market penetration in the
high teens, and Acadia is entering 2020 with four late-stage pipeline programs, three of which
are testing Nuplazid in additional indications including those with high unmet needs, namely
depression-related psychosis (DRP), major depressive disorder (MDD), and negative symptoms
of schizophrenia. Upcoming clinical and regulatory milestones for this year include an sNDA
submission for Nuplazid in DRP, which is expected towards the middle of the year. Top-line
results from the Phase III CLARITY-2 study evaluating Nuplazid as an adjuvant treatment for
adults with MDD that does not effectively respond to antidepressants are anticipated in the
fourth quarter of this year. Finally, the second pivotal trial (ADVANCE-2) is expected to initiate
over the summer of 2020 for the evaluation of Nuplazid (at a fixed dose of 34mg) for the
adjunctive treatment of the negative symptoms of schizophrenia. Company management
divulged that the clinical trial design of ADVANCE-2 would be similar to ADVANCE. In the longer
term, top-line results from the CLARITY-3 trial in MDD are expected in the first half of 2021, and
results from the LAVENDER Phase III trial for trofinetide in Rett syndrome are also scheduled for
2021. Results from the CLARITY trials will be key for Acadia as the market opportunity within
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MDD is 20 times that of PDP. With added expansions including DRP and schizophrenia, the
market potential reaches 35 times their current market.
•

Acceleron (XLRN) opened its presentation with an overview of its expertise in the TGF-beta
superfamily of proteins and ligands and its unique position in this biology area. Acceleron
highlighted a successful 2019 with the approval of Reblozyl in November 2019 for beta
thalassemia patients with red blood cell transfusions, and the anticipated PDUFA action date for
Reblozyl in lower-risk MDS patients in April 2020. Acceleron then disclosed progress with the
commercialization of Reblozyl as the company transitions into a commercial stage biotech. The
company is confident that the estimated annual peak sales for Reblozyl could tap $2bn as it is
the sole approved therapy in this patient population, and the sales could be even more pending
a European approval decision. Aside from Reblozyl, Acceleron also shared additional guidance
on expected near-time R&D catalysts. ACE-083, a therapeutic agent for Charcot-Marie-Tooth
disease, is currently in a Phase II study with an anticipated readout in Q1 2020. Furthermore,
sotatercept, a unique pharmacology solution for pulmonary arterial hypertension with a
differentiated mechanism, is anticipated to have topline data from the PULSAR study in Q1
2020.

•

Agios Pharmaceuticals (AGIO) opened by drawing attention to the growth that the company
has experienced in the 10 years since its founding, with seven NDGs being investigated, two
medicines approved, and four additional molecules in clinical development over this period.
After highlighting their last decade of growth, Agios introduced their 2025 vision for the decade
ahead, in which the company projected that they would double their approved medicines to a
total of four and that total revenue would climb to over $1bn. Agios covered the development
of drugs across three clinical areas – malignant hematology, solid tumors, and rare genetic
diseases – that would allow them to reach such a target.
In May 2019, their flagship drug, Tibsovo, received a US expansion into IDH1-mutant acute
myeloid leukemia (AML) patients who are ≥75 years old or who have co-morbidities that
preclude use of intensive induction chemotherapy. This resulted in a quarterly increase in
unique subscribers of 15%, totalling 515 as of Q4 2019. Ongoing clinical development to
increase the commercial opportunity of Tibsovo includes Phase III trials testing it as part of a
combination regimen alongside a hypomethylating agent and “7+3” chemotherapy regimens for
AML, as well as Phase I trials in other indications such as IDH1-mutant myelodysplastic
syndrome (MDS). Further to trials involving Tibsovo, Agios is also currently testing a
dihydroorotate dehydrogenase (DHODH) inhibitor, AG-636, in Phase I trials for the treatment of
mantle cell lymphoma and diffuse large B-cell lymphoma. Approval in these indications would
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bring the number of malignant hematologic patients potentially eligible for Agios’ treatments to
~60,000 in the US and the EU. In Agios’ second targeted clinical area, solid tumors, Tibsovo is
also being trialed in IDH1-mutant cholangiocarcinoma, with survival results expected later in
2020.
Other solid tumor opportunities include AG-270 undergoing Phase I trials for MTAP-deleted
pancreatic cancer and non-small cell lung cancer, and Phase III vorasidenib trials for IDH-mutant,
low-grade glioma. Finally, Agios outlined their plans to expand to a third clinical area: rare
genetic diseases. Their leading drug in this domain is mitapivat, a small molecule allosteric
activator of pyruvate kinase-R (PKR). Agios believe mitapivat to hold significant therapeutic
potential in hemolytic anemias, and the drug has demonstrated successful proof-of-concept
data for pyruvate kinase (PK) deficiency and thalassemia. Agios expect approval for mitapivat in
PK deficiency in 2021. Looking further ahead, Agios have set their sights on sickle cell anemia,
and expect to achieve proof-of-concept for PKR activation in the disease by mid-2020.
•

Alkermes (ALKS) CEO Richard Pops provided a rounded presentation on Alkermes's billion-dollar
business with two principal therapeutic areas: CNS, which has been established, and oncology,
which the company has set its sights on as its next venture. The company is focused on driving
growth of its product portfolio, namely Vivitrol and Aristada, advancing and diversifying its
pipeline, and positioning the business for long-term growth and profitability. Aristada's
marketing messages have evolved from promoting its flexibility with a wide range of doses, to
its convenience in being fully dosed with add-on Initio and its long dosing schedule of every two
months. This transition has been consolidated through the equivalent efficacy and superior
tolerability demonstrated in the ALPINE study, whereby Aristada was pitted against Invega
Sustenna. Vivitrol has experienced a continued uptick in sales within well-funded states. Product
traction has depended on the momentum of state allocation of funding to create a social system
treating opioid addiction through detoxification and Vivitrol use as opposed to replacement
treatments.
Aside from key established growth drivers, Vivitrol and Aristada, Alkermes will benefit from
royalties associated with Biogen's launch of Vumerity in 2020. Further down the line, the
company looks to commercialize ALKS 3831 with potential launch in 2021, pending FDA
approval. The New Drug Application should be accepted imminently. ALKS 3831 is expected to
integrate into the schizophrenia treatment algorithm at later lines of therapy where physicians
desire potent treatments following multiple failures with generics. The company will leverage
the commercial infrastructure it has established with Aristada, focus on disease state awareness
with physicians, and engage in payer discussions to facilitate launch. In 2020, Alkermes's
pipeline will focus on new biology and targets embodied in small molecule chemistry and
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protein fusion, which will be applied to psychiatry, neurodegeneration, and oncology. The
company intends on building out its clinical trial networks outside of the US to support its
oncology endeavors and seeks financial and operational collaboration for its oncology portfolio.
In preparing for long-term growth and profitability, multiple factors will feed into its goal. Firstly,
revenue growth will be derived from executing commercial plans for Vivitrol and Aristada, as
well as a new stream of cash flow from Vumerity and potentially ALKS 3831. Additionally,
Alkermes's pipeline has evolved from advanced formulations to innovating with emerging data
with respect to the ALKS 4230 and IL-10-Fc programs and HDAC inhibitor platform. Further to
this, there has been careful allocation of capital to high value and high return. It was disclosed
that with $150m in savings, $20m was used to acquire Rodin Therapeutics and invest in R&D,
therefore net savings reached $130m. Strategic cost restructuring has been put in place to
sustain non-GAAP profitability, and two new directors have been appointed with expertise in
oncology.
•

Allogene Therapeutics (ALLO) provided an overview of four assets in their alloCART pipeline,
ALLO-501, ALLO-715, ALLO-316, and TurboCAR, as well as updates on their clinical programs.
ALLO-501 is an anti-CD19 chimeric antigen receptor (CAR) T-cell therapy in development for the
treatment of relapsed/refractory non-Hodgkin’s lymphoma. The Phase I ALLO-501 ALPHA clinical
trial is evaluating the safety and tolerability of ALLO-501, with the initial Phase I data readout
estimated for H1 2020. ALLO-715 is a BCMA-targeting CAR-T therapy in development for the
treatment of relapsed/refractory multiple myeloma. In September 2019, Allogene initiated the
open-label, dose-finding Phase I UNIVERSAL study evaluating the safety and efficacy of ALLO715 in relapsed/refractory multiple myeloma patients. The study is expected to read out in the
second half of 2020 with the intention of informing dosing for the Phase II trial. Furthermore,
Allogene highlighted the recent collaboration with SpringWorks Therapeutics on the
combination study of ALLO-715 and the gamma secretase inhibitor nirogacestat in multiple
myeloma patients. The study is expected to start in H2 2020 and will examine the efficacy of
ALLO-715 with the expected enhancement of BCMA expression from nirogacestat. Additionally,
Allogene announced their plan to submit an Investigational New Drug Application for ALLO-316,
an anti-CD70 AlloCAR-T therapy. CD70 is expressed on multiple hematological malignancies, and
even solid tumors such as renal cell carcinoma, thus Allogene plan to explore the clinical efficacy
of ALLO-316 in renal cell carcinoma. Lastly, Allogene presented their latest improvement in CART therapy, TurboCAR. TurboCAR is an enhanced version of a CAR designed to improve the antitumor activity of CAR-T by recapitulating cytokine signaling selectively in CAR-T cells. TurboCAR
is expected to provide a number of benefits including enhanced efficacy of CAR-T cells,
reduction of dose requirements which in turn will lower the toxicity effects, and overcoming
CAR-T cell exhaustion to enable use of CAR-T therapies in solid tumors.
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•

With a somewhat tumultuous history, Almirall's (ALM:SM) JPM 2020 presentation reviewed
only the most recent two years since Peter Guenter became CEO, with a focus on new directions
for the business in medical dermatology (perhaps emphasizing medical to differentiate from the
previously divested aesthetic device division). Using this lens to view the company, the CEO
went over important milestones including the EU launches of Skilarence (dimethyl fumarate)
and Ilumetri (tildrakizumab), as well as the US launch of Seysara (sarecycline) in January 2019.
Orally delivered Skilarence and anti-IL-23p19 antibody Ilumetri, for which Almirall licensed
European rights from Sun Pharma, are used to treat psoriasis while Seysara, a first-in-class
tetracycline- derived antibiotic that was acquired from Allergan, is indicated for the treatment of
inflammatory lesions in acne. Following Johnson & Johnson's first-in-class Tremfya
(guselkumab), Almirall's CEO pointed to positive momentum in the Ilumetri European launch,
showing increasing patient share in Germany despite the launch of AbbVie's Skyrizi
(risankizumab), another drug with quarterly injections. While the company expects continued
growth of Ilumetri despite heavy competition, it believes that Skilarence growth will slow due to
saturation, with 80% share in key markets like Germany and the Netherlands. The pipeline
includes first-in-class tirbanibulin, being evaluated to treat actinic keratosis and for which
Almirall has gained exclusive US and European rights from Athenex. In 2019, Almirall exercised
an option on Dermira's lebrikizumab for exclusive European rights for use in atopic dermatitis.
The CEO pointed to Eli Lilly's recent announcement of its agreement to acquire Dermira,
including US rights to lebrikizumab, as validation of the potential for the anti-IL-13 antibody to
possibly become a best-in-class treatment for atopic dermatitis. He additionally noted that they
will be able to capitalize on Eli Lilly's ability to employ brand and lifecycle management tactics.
Also announced in January of this year was Almirall's option agreement to acquire Bioniz
Therapeutics' multicytokine inhibitor, BNZ-1, in Phase I/II for refractory cutaneous T-cell
lymphoma, as well as two other agreements with WuXi Biologics and 23andMe centering on
biologics in dermatology. The latter allows Almirall to license 23andMe's bispecific anti-IL-36
antibody. Very much a deal-based company, Almirall is still looking towards bolt-on M&A in key
areas and certain geographies.

•

Amarin's (AMRN) sole drug is Vascepa, but with a cardiovascular (CV) indication added in the US
in December to its prior more limited indication for severe hypertriglyceridemia, CEO John Thero
touted the company’s plans to make it a multibillion-dollar product and household name. Last
week the company announced that 2019 revenue would be at the upper end of the prior
guidance of $410m–$425m, and reaffirmed guidance that 2020 revenue would be in the
$650m–$700m range. The company ended the year with about $645m in cash. Cash flow was
positive in Q2–Q3 2019, and while they are now using more cash to build their sales force (the
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release noted a $200m–$250m increase in operating expenses in 2020) they believe it will
quickly become positive again.
Thero reiterated that sales reps had increased from 150 to 400 in 2019, and they plan to double
that to 800 in 2020, increasing the number of physicians targeted from 50,000 to 75,000. Directto-consumer advertising will start next week, but more will come mid-year, after they have
regulatory approval. Part of their messaging may be the weakness of prior omega-3 FAs.
Prospects for the drug were bolstered by the failure of DHA/EPA formulation Epanova in its
CVOT, announced a couple days ago. While details of that study are still pending, it may well
lead to the conclusion that drugs like Vascepa that solely consist of EPA, or at least have enough
EPA, are needed for CV benefits. Thero said they already have good formulary coverage, with
modest pricing similar to Lipitor before it became generic. Many of the prescriptions last year
were already off-label in patients without severe hypertriglyceridemia, yet the drug had 80%
managed care approval. He also touted ICER's positive review of the drug with the new CV data,
as well as new recommendations from several guidelines. While for primary prevention (in
addition to the secondary prevention indication), the new label cites diabetics with two or more
risk factors, Thero asserted that most diabetics already fit this. European approval is expected
by the end of the year. While they have been approached by a number of companies for
European rights, they believe it is premature to license, as the value will go up as European
regulatory discussions progress. A pivotal trial in China should finish before year end, and they
are looking at other global opportunities. However, the company has a settlement with Teva, for
the introduction of generics in the US in August 2029, and ongoing litigation with Dr. Reddy's
and Hikma, with a ruling potentially in March 2020.
•

Amicus (FOLD) chairman and CEO John Crowley led the presentation, stressing the company’s
strong financial position with $450m in cash – expected to provide a runway through 2022 – and
also highlighting three key opportunities in its rare disease-focused franchise essential to driving
continued value: small molecule precision medicine Galafold for Fabry disease (launched in
2018), the cornerstone of Amicus’ success; the AT-GAA enzyme replacement therapy (ERT) for
Pompe disease, another key player in Amicus’ strategy; and its gene therapy franchise. Galafold,
an oral therapy that replaces intravenously delivered enzyme replacement standard of care
regimens, has approvals in over 40 countries (including in the US, EU, and Japan, with expanded
approvals last year to include Latin America, Taiwan, and other territories) for patients with a
confirmed Fabry disease diagnosis and an amenable mutation. Amicus announced Galafold
exceeded 2019 guidance of $170m–$180m, with $181m in revenues. The company also
provided 2020 guidance for Galafold of $250m–$260m in global revenues, with a five-year CAGR
of 40%, representing a $1bn cumulative revenue opportunity during 2020–22, and a projected
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$500m in annual sales in 2023. The company stated the main growth drivers for Galafold include
maintaining 30% market share of treated patients with amenable mutations, increasing the
number of underdiagnosed and misdiagnosed untreated patients, expanding approvals in new
geographies such as Central and Eastern Europe, and adding more newborn screening. AT- GAA
was granted breakthrough therapy designation in February 2019, making it the only secondgeneration lysosomal disorder program to achieve this status to date.
Amicus’ main priority regarding AT-GAA, which the company believes could represent a $1bn–
$2bn opportunity, is completing the Phase III PROPEL pivotal trial, which exceeded its target of
100 participants, with 123 patients enrolled; the FDA and EMA have also agreed upon a study
design and primary endpoint that supports a broad label. BLA and MAA submissions are
anticipated in 2020 with data expected in H1 2021. With help from partner WuXi Biologics, ATGAA manufacturing (at 1,000L commercial scale) is on track. Another primary strategic goal for
Amicus is advancing development, manufacturing, and regulatory activities for its gene therapy
candidates (including establishing proof-of-concept for its Fabry and Pompe disease programs).
The company has two clinical and eight preclinical candidates in development. In Pompe
disease, it has a clinical candidate selected, IND-enabling toxicology under way, and plans to
enter the clinic in H1 2021. Going forward, it plans to generate 1–2 new INDs every year starting
in 2021. For its Batten disease gene therapy programs (developed in collaboration with the
Nationwide Children's Hospital and gained through its 2018 acquisition of NCH spin-out
company Celenex), it aims to report additional two-year clinical results for a Phase I/II trial of
CLN6 (which the company believes has a potential for $1bn in peak revenues) and complete
enrollment in the CLN3 Phase I/II study. Under its 2018 partnership with UPenn, which leverages
the university’s AAV capabilities, the company has rights to about 50 discovery and preclinical
gene therapy programs across Fabry, Pompe, mucopolysaccharidosis, and other CNS diseases,
which will provide an R&D engine to fuel future growth.
•

Apellis (APLS) CEO Cedric Francois kicked off the presentation with a general pipeline overview.
Their subcutaneous pegcetacoplan (APL-2) for the treatment of paroxysmal nocturnal
hemoglobinuria (PNH) was a significant topic of discussion. Apellis recently announced top-line
data for their Phase III PEGASUS trial, and the data were reiterated in the presentation, with the
trial meeting its primary endpoint. The company touched on the unmet need of PNH and their
intentions to elevate the standard of care in PNH with pegcetacoplan. Apellis plans to move
forward with the development of the drug and meet with regulatory authorities in the first half
of 2020 to discuss a future regulatory submission.
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•

On the last day of the J.P. Morgan Healthcare conference, Arena (ARNA) CEO Amit Munshi gave
key reviews and updates on the company’s pipeline, as well as details on two new company
initiatives. 2020 and 2021 will be a catalyst-rich time period for the company, with six Phase II
and two Phase III clinical trial readouts. This year, the pivotal Phase III ELEVATE UC 52 trial,
testing the company’s leading pipeline asset etrasimod in patients with moderate-to-severe
ulcerative colitis (UC), will complete enrollment. Additionally, Phase IIb topline data from
etrasimod’s ADVISE trial in atopic dermatitis are expected towards the second half of the year.
Current indications that Arena is developing etrasimod for – UC, Crohn’s disease, eosinophilic
esophagitis, atopic dermatitis, and alopecia areata – represent a $48bn market opportunity.
2020 will also see the first Phase IIb readouts for the CAPTIVATE trial testing the oral
cannabinoid receptor 2 agonist, olorinab, in irritable bowel syndrome patients experiencing
abdominal pain. Importantly, this has the potential to be a non-opioid pain option for patients
who routinely use opioids for pain management. Finally, Phase I data are expected for Arena’s
ADP418 potential first-in-class beta-3 adrenergic antagonist and cardiac myotrope for
decompensated heart failure, though no specific time ranges were given for this data readout.
Mr. Munshi announced two new initiatives within the company to bolster the company’s longterm outlook and pipeline portfolio. The first is the formation of a subsidiary, Arena
Neuroscience, Inc., which is focused on a microglial neuroinflammation platform including two
targets, AN143 and AN659, in preclinical phase. The company will be looking to evaluate
potential spin-out and external investment options through the early-stage development of
these and other targets. The second new initiative is an expansion of the collaboration with
Beacon Discovery, a standalone GPCR enterprise that was spun out from Arena in 2016. Along
with Beacon Discovery and their extensive GPCR library, Arena will expand their immunology
and inflammation portfolio over the next several years. Last year Arena successfully completed a
deal with United Therapeutics for Arena's prostacyclin receptor agonist, ralinepag, which
included an upfront payment of $800m, bolstering their financing. Arena Pharmaceuticals
completed 2019 with around $1.1bn in cash, putting it in a strong position to fully develop its
pipeline assets.

•

Jan Mikkelsen, CEO of Ascendis Pharma (ASND), kicked off the meeting with the assertion that
2019 was a transformative foundation-building year for Ascendis, from which the company will
propel itself forward by applying TransCon technologies to address unmet medical needs.
TransCon technology provides sustained systemic delivery and predictably releases the
unmodified parent drug with sustained high local drug levels and low systemic exposure.
Mikkelsen highlighted three TransCon pipeline products targeting orphan endocrinological
diseases (TransCon hGH, TransCon PTH, and TransCon CNP), three less-developed oncology
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assets, and referred to future plans to diversify into another unspecified therapy area. There are
plans to develop each of Ascendis's endocrinology products for up to nine total indications for
label optimization. As of September 2019, Ascendis Pharma held cash and cash equivalents
worth ~€659m. The company has focused a significant proportion of its commercialization
strategy towards China, where it has a partnership with VISEN Pharmaceuticals. Ascendis
Pharma owns half of VISEN Pharmaceuticals and aims for this to support launches for its
endocrinology rare disease products in China.
US and EU filings for TransCon hGH will be submitted in Q2 and Q4 2020, respectively, for the
treatment of pediatric growth hormone deficiency. The once-weekly replacement therapy is
touted to not only elicit height benefits, but also positively impact overall endocrine health.
Results from the Phase III HEIGHT trial demonstrated a superior dose effect in annualized height
velocity compared to Genotropin, and this was consistently evident across subgroups without
compromising safety or tolerability. Mikkelsen emphasized that TransCon hGH was comparable
to daily growth hormone in safety and immunogenicity, but superior in efficacy due to the
optimized growth hormone distribution in tissues afforded by TransCon technology.
Advantageously, data suggest that physicians can titrate with predictability, and the autoinjector is designed to improve compliance. Over 160 patients are using the auto-injector in the
long-term enliGHten extension trial. The company is creating additional growth opportunities as
it has commenced Phase III investigations in China for pediatric growth hormone deficiency
(GHD), and will initiate a Phase III adult GHD trial in Q1 2020 and a Phase III pediatric GHD trial in
Q4 2020. Ascendis has multiple patent filings to confer protection to 2039.
Phase II top-line data for TransCon PTH in hypoparathyroidism are expected at the end of March
2020, and long-term six-month data are anticipated in Q3 2020. In Q4 2020, Ascendis will
commence a global adult hypoparathyroidism trial. Importantly, Ascendis has demonstrated
consistent, normal physiological PTH levels that satisfy the FDA’s standards. In the US and EU, a
carcinogenicity study waiver has been granted. The Phase II trial has been expanded for
expeditious enrollment of subjects previously receiving Natpara, which was recalled. The Phase
II trial aims to identify the required dose for complete removal of standard-of-care treatment,
allowing true hormone replacement therapy. Thus far, preliminary data have been highly
promising from the first eight subjects completing four-week follow-up, with all patients free
from the current standard of care and no longer requiring vitamin D, and seven subjects no
longer requiring calcium supplements. The pen injector intended for commercial launch is being
utilized in the Phase II PaTH Forward trial.
In Q4 2020, a second Phase II trial will be initiated in China, evaluating TransCon CNP for
achondroplasia. Phase I data have validated the CNP pathway and taking the TransCon CNP
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peptide for two to three minutes gives rise to a 120-hour half-life. The encouraging safety data
have spurred expanded Phase II investigations in pediatric patients 2–10 years old. The ACHieve
natural history study has commenced, while the ACcomplisH trial is being mediated by VISEN
Pharmaceuticals in China. Across the two Phase II trials, over 100 patients will be evaluated.
With regard to Ascendis's oncology portfolio, the company will proceed with the same TransCon
strategy as with the endocrinology portfolio. There was brief mention of the IL-2 candidate in
preclinical development for optimal selectivity, potency, and exposure to avoid vascular leak
syndrome. The TransCon platform is expected to support a long dosing schedule, with the drug
being dosed once every three weeks. Ascendis will submit an IND in Q4 2020 for its first
oncology program.
•

CEO Ugur Sahin discussed BioNTech’s (BNTX) oncology-focused pipeline, mostly highlighting the
expected milestones for the coming year, including: the initiation of the Phase III registrational
trial of BNT111 for advanced melanoma in H2 2020, the Phase II initiation of BNT113 in HPVpositive head and neck cancer in H2 2020, two clinical trial updates for the iNeST platform, with
data updates for IV BNT122 for the treatment of solid tumors, and the initiation of a Phase I/II
first-in-human trial of CARVac (BNT211) in CLDN6+ CAR-T in solid tumors. The company also
reiterated the results from the iNeST clinical trials which demonstrated long-term relapse-free
disease activity with BNT121 in adjuvant melanoma. BioNTech plans to build a new
manufacturing facility to support the development of iNeST and hopes to gain GMP licensure by
2022/2023. Furthermore, the company has invested in the expansion of its T-cell manufacturing
facilities, which is expected to complete in 2020.

•

CEO Nick Leschly’s plans for 2020 focus on bluebird bio’s (BLUE) four main late-stage products:
Zynteglo (LentiGlobin) for transfusion-dependent beta thalassemia (TDT), LentiGlobin for sickle
cell disease (SCD), Lenti-D for cerebral adrenoleukodystrophy (CALD), and bb2121 for multiple
myeloma. The company’s heavy investment in R&D was rewarded in 2019 with the European
approval of its lead gene therapy product Zynteglo for TDT patients, which was the first for the
company. This milestone comes at a crucial time as the company’s financial health became a
topic of concern in 2019 due to the high investment in R&D which included increased expenses
in clinical trials, platform optimization, and operational costs. Zynteglo will need to generate
significant cash flow for the company to continue its heavy R&D initiatives. Efforts look
promising so far for 2020 though as the company has executed its first ever risk value-based
agreement for Zynteglo with multiple sickness funds in Germany (representing 50–70% of
covered lives).
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The CEO has outlined ambitious goals for bluebird bio in 2020. Along with increasing market
access efforts in the rest of the EU for Zynteglo, the company is planning for submission of three
regulatory applications, which include US BLA submissions for Zynteglo in TDT and Ide-cel
(bb2121) in multiple myeloma in the first half of the year, followed by Lenti-D for CALD in the
second half of the year. The company also expects to initiate its Phase III trial for LentiGlobin in
SCD. All three pipeline compounds have had great readouts in 2019 and address great unmet
need.
Refractory multiple myeloma drug bb2121 (Ide-cel) delivered an impressive data readout from
its Phase II trial (KarMMa). In patients who were refractory (within 60 days of last therapy), of
which 84% were triple-refractory, bb2121 demonstrated mPFS of 11 months, an increase from
four months expected with standard of care. The second-generation CAR-T therapy met all
primary and secondary endpoints of response rate and complete response rates, respectively.
While the treatment is likely to be non-curative for last-line refractory patients, the drug holds
considerable value in potentially curing multiple myeloma in earlier lines.
Lenti-D also demonstrated success in the Phase II/III Starbeam study in patients with CALD, with
15 out of 17 patients alive after treatment and free of major functional disabilities. Patients
continue to be free of major functional disabilities after a five-year follow-up. In early Phase I/II
data, one-time administration of LentiGlobin also reduced occurrence of vaso-occlusive crises
and acute chest syndrome by 99% in patients with SCD. If approved, the gravity and impact of
this drug could reach global levels as the disease is highly prevalent in some African countries
and the average life expectancy for SCD patients is 44 years.
•

BridgeBio (BBIO), which became a publicly traded company in 2019, uses a decentralized
subsidiary model to develop a large array of genetic medicines spanning multiple therapeutic
areas and drug modalities. With four new programs announced at JPM, the company now has
over 20 programs, including four in oncology. The newly announced programs include a calcium
sensing receptor antagonist for autosomal dominant hypocalcemia type 1, with possible
expansion into hypoparathyroidism; a synthetic retinoid for Leber's congenital
amaurosis/retinitis pigmentosa; a PI3KB inhibitor for PTEN autism; and TMC1 gene therapy for
genetic hearing loss. While most of the programs are early-stage, CEO Neil Kumar noted they
have two potentially $1bn franchises in Phase II or later: the Phase II low-dose FGFR inhibitor
infigratinib for achondroplasia, and their public subsidiary Eidos's Phase III ATTR stabilizer AG10.
Kumar highlighted Phase II open-label data from AG10 presented at the last AHA meeting
showing strong reductions in mortality and CV hospitalizations, albeit against the placebo arm of
competitor Vyndaqel's CVOT, so not so reliable. BridgeBio also has two low-risk NDAs being filed
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this year, infigratinib for second-line treatment of cholangiocarcinoma, and BBP-870 as a
replacement therapy for molybdenum cofactor deficiency (MoCD) type A.
Much of the presentation was a review of their approach, which is to find great science, build
multiple programs, focus on genetic disease drugs, which have a higher probability of success,
and use an operationally efficient platform with a minimum viable team with less overhead to
lower the cost of bringing drugs to IND and proof-of-concept (POC). Similar to what Alnylam
showed in its presentation, BridgeBio noted that the average probability of success from Phase I
to launch for genetic disease drugs was 45%, compared to an industry average of 10%, as
calculated from Informa Pharma Intelligence's own Biomedtracker. Of course, BridgeBio needs
to still demonstrate that the higher percentage applies to their judgment in selecting programs,
as well. BridgeBio's average spend to POC was $22.9m compared to the industry average of
$55.0m. Kumar noted that their greater efficiency allows them to pursue programs that large
pharma could not due to higher overhead costs. Kumar also pointed out that the field of genetic
medicine is in a quite early stage, and despite 7,000 genetic diseases, only 350 have therapies.
•

Catalent’s (CTLT) CEO John Chiminski reviewed the company’s mission to support
biotechnology, pharmaceutical, and consumer health clients. The company contributes to all
phases of clinical product manufacturing, most recently delving into gene therapies. Chiminski
noted that Catalent has been able to capitalize on pharmaceutical industry trends and expand
their scope through a robust R&D pipeline, outsourcing, and strong biologics growth. Notably,
the company’s customer product pipeline is being led by oncology and rare disease proprietary
drugs. Today, the pipeline is at 16,000, an exponential increase from 2,000 last year. He
highlights that the demand for gene therapy production far exceeds the supply, which permits
Catalent to shine through its investments in early pipeline development capabilities and gene
therapy manufacturing facilities. This has been attributed to the Paragon acquisition, which has
led to a projected 20% CAGR pipeline growth to meet supply for viral vector production.
Catalent boasts a best-in-class investment process that allows them to enhance organic and
inorganic growth, centered upon capacity expansion and being an “acquiror of choice” for highgrowth companies. In the long term, Chiminski expects that the pipeline will evolve into being
50% biologics by 2024 in parallel to a rapid growth in revenue supported by mergers and
acquisitions.

•

Chemocentryx's (CCXI) CEO Thomas Schall was understandably upbeat coming off the heels of
positive pivotal data in November for its lead drug, C5a receptor antagonist avacopan for
antineutrophil cytoplasmic antibodies (ANCA)-associated vasculitis, with a planned NDA filing
this year. He noted that while the field of complement inhibition was opened wide by Alexion's
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eculizumab, that type of drug has an increased risk of infection, and drugs targeting upstream
may also run into side-effect issues, whereas Chemocentryx's more specific downstream
targeting is likely to be safer.
Much of the presentation focused on the avacopan ADVOCATE results in ANCA-associated
vasculitis, which demonstrated non-inferiority to glucocorticoid SOC for remission at 26 weeks
and superiority at 52 weeks. Schall noted that glucocorticoids have a number of harmful effects,
as do other drugs currently used to treat the vasculitis, and in their first year of treatment, new
patients typically die more often from glucocorticoid side-effects than the disease itself. The
study also showed a reduction in a measure of glucocorticoid toxicity with avacopan, as well as
improvement in renal function. In new data he was releasing, he said for the subgroup with
baseline eGFR less than 30ml/min, who had an average of 20ml/min or close to the 15ml/min
recommended to start dialysis, the avacopan group had an increase in eGFR of about 14ml/min.
He noted that ~75% or even 80% of patients have more than just moderate renal disease. He
also noted that on a quality-of-life measure, avacopan had a numerical advantage on all 10
parts, with statistical superiority on six of them. With the disease affecting 40,000–50,000
patients in the US, with 4,000–8,000 incidence, he noted that if they only capture 5,000–10,000
patients at orphan prices of $50,000–$200,000/year, that could represent several hundred
million to low billions of dollars in sales. They will be marketing to rheumatologists and
nephrologists and will need a field force of only 50 to 75. They already know the physicians who
are responsible for 30% of prescriptions in the US, and for 80% of prescriptions, there are not
many more. Abroad, they are partnered with Vifor Pharma and Vifor Fresenius Medical Care
Renal Pharma.
While the drug is also being studied for C3 glomerulopathy, with Phase II data expected this
year, and the skin condition hidradenitis suppurativa, with Phase II data expected in Q3 of this
year, Schall said that the ADVOCATE results opened the door to opportunities in other renal
dysfunctions. He said he had been getting calls from nephrologists saying the company should
test the drug in lupus nephritis and talk to the FDA about using an eGFR-based endpoint to
facilitate study. Other possibilities include polycystic kidney disease and orphanesque diseases
with proteinuric manifestations, such as membranous nephropathy, IgA nephropathy, and
Alport syndrome. He said he has even had calls from major dialysis centers because there is
complement activation in the dialysis process. Based on the strength of the eGFR result in
ANCA-associated vasculitis, they are thinking about whether regulators may accept six months
eGFR data rather than two- or three-year outcome studies.
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Finally, he also highlighted CCX140, which targets CCR2 and has Phase II data in focal segmental
glomerulosclerosis from the LUMINA-1 trial expected in Q2 2020 and LUMINA-2 later in the
year.
•

Deciphera Pharmaceuticals (DCPH), CEO Steve Hoerter highlighted that 2019 was a successful
year and that 2020 is expected to be more successful as the company will likely be transitioning
from an R&D to a commercial firm with the approval of ripretinib. Its oncology pipeline features
three clinical-stage assets created using expertise in kinase biology. Lead program ripretinib is
designed to address a broad range of gastrointestinal stromal tumors (GIST). In August 2019, the
company released positive top-line results from the Phase III INVICTUS study, in October,
ripretinib was granted breakthrough therapy designation by the FDA, and in December,
Deciphera filed the NDA. Ripretinib has potential to be a best-in-class therapy for GIST and, if
approved, would represent a new type of kinase switch control inhibitor.
Deciphera’s vision is for the drug to become the standard of care across all approved
indications. In preparation for a US launch, its marketing team has mapped out the go-to-market
strategy and a leadership team is already in place. Ripretinib is also being studied in second-line
GIST, and enrollment in the Phase III INTRIGUE study is expected to be completed in H2 2020.
The company also expects to submit the MAA to the EMA in H2 2020.
Deciphera went on to provide other pipeline updates, starting with DCC-3014. In November
2019, initial clinical proof-of-concept data for DCC-3014 in tenosynovial giant cell tumor (TGCT)
were reported. Hoerter pointed out that there is an unmet need for a highly targeted agent for
TGCT because the only currently available treatment, pexidartinib, carries risk for
hepatotoxicity. In H2 2020, the company anticipates an update on the Phase I trial and expects
to select the Phase II dose for DCC-3014. Rebastinib is being studied in Phase Ib/II in
combination with paclitaxel and with carboplatin. The company presented encouraging
preliminary results from Part 1 of the paclitaxel trial in October 2019.
In January 2020, Deciphera selected the Phase II dose and activated Part 2 of the carboplatin
combo trial. Rounding out the Deciphera pipeline, DCC-3116 is a small molecule designed to
inhibit cancer autophagy. The company presented preclinical data in October 2019 showing
DCC-3116 to be a promising first-in-class therapeutic approach for RAS mutant cancers. The IND
is expected to be submitted in H2 2020. The presentation concluded with an update on the
financial health of the company. Deciphera’s CEO said it is well capitalized with $635m in cash
and cash equivalents, which is expected to fund operating expenses and capital expenditures
into 2022.
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•

Denali (DNLI) CEO Ryan Watts initially commented on the company’s commitment in defeating
neurodegeneration, for which there are significant unmet medical needs. The CEO then gave an
overview of key company milestones and their impressive repertoire of partnerships with
industry leaders.
The CEO attributed lysosomal malfunction as a key contributor to a variety of
neurodegenerative diseases. Logically, a large focus of the presentation was on the company’s
LRRK2 program which aims to inhibit the LRRK2 gene, a negative regulator of lysosomal
function, to help restore function and thus help treat LRRK2-mutant/sporadic Parkinson’s
disease (PD). The program consists of two LRRK2 inhibitors, DNL201 and DNL151, both with
slightly differing profiles, and Denali aims to select the superior candidate around the middle of
2020 to take forward to advanced stage clinical testing. The CEO stated that DNL201 was six
months ahead in testing, and the company announced that the DNL201 Phase Ib trial
demonstrated high levels of target and pathway engagement and improvement of lysosomal
biomarkers in patients with PD. DNL151, which is lagging slightly behind its counterpart,
similarly demonstrated high levels of target and pathway engagement and modulation of
lysosomal biomarkers in a Phase I study in healthy volunteers, but now continues in an
expanded Phase Ib study in patients with PD, and respective data are expected in mid-2020. The
company claimed both compounds have displayed acceptable tolerability/safety profiles, with
both worthy of progressing to Phase II/III studies.
Focusing on alternative Denali assets, DNL343, a small molecule activator of EIF2B for the
treatment of amyotrophic lateral sclerosis (ALS), has a planned Phase I trial expected to start in
late 2020. The company’s RIPK1 inhibitor, DNL747, is currently in Phase Ib trials in AD and ALS
that are fully enrolled, and data readouts are on track for mid-2020. The company’s other main
strategy focuses on a proprietary drug delivery technology to permit drug delivery across the
blood-brain barrier, known as Transport Vehicle (TV) platform technology. One program utilizing
this technology is DNL310, for which an IND has been submitted in Hunter syndrome, and the
company hopes to initiate a Phase I/II trial with this candidate in 2020.

•

Exelixis (EXEL) presented preliminary financial results for both Q4 2019 and FY2019. The
company reported that the global net revenue for Cabometyx (cabozantinib) in 2019 was over
$1bn and that preliminary unaudited total revenue for FY2019 was $972m, boosted by
milestone payments from Ipsen. For the first time, Exelixis also provided financial guidance for
the upcoming fiscal year. The company expects $850m–$900m of total revenue in FY2020, a
slight decrease from 2019 due to fewer expected milestone payments. The company announced
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that it will use 2020 as an investment year and plans to focus on ongoing pivotal clinical studies
and drug development in order to support a broader portfolio.
During the company’s presentation, CEO Michael M. Morrissey reiterated key upcoming
catalysts for 2020. Exelixis is anticipating data from six potentially label-enabling studies for
Cabometyx and will promote up to three new compounds to IND status. Results from the Phase
III CheckMate 9ER study of Cabometyx and nivolumab for the first-line treatment of renal cell
carcinoma (RCC) are expected in the first half of 2020 and, if positive, Exelixis anticipates that
these results will support a regulatory filing. Additionally, Exelixis anticipates that the Phase III
COSMIC-312 study testing Cabometyx in combination with atezolizumab against sorafenib in
hepatocellular carcinoma will be fully enrolled in the first half of 2020. Top-line results from this
study are expected in the second half of the year, although the co-primary endpoints of
progression-free survival and overall survival are event-driven. Results from the Phase II study of
Cabometyx plus nivolumab for the treatment of hepatocellular carcinoma (HCC) will be
presented at ASCO GI 2020.
Enrollment of the Phase III COSMIC-311 study of Cabometyx for the treatment of differentiated
thyroid cancer is expected to be completed in the first half of 2020, with top-line results
available in the second half of the year. Additionally, results from the initial cohort of the Phase
Ib COSMIC-021 study of Cabometyx in combination with atezolizumab for the treatment of
metastatic castration-resistant prostate cancer (mCRPC) will be presented at ASCO GU on
Thursday, 13 February 2020. Results from the non-small cell lung cancer (NSCLC) cohort of the
same study are expected in 2020 once the data have matured.
In 2020, Exelixis also anticipates initiating pivotal Phase III trials for Cabometyx in first- and
second-line mCRPC, second-line NSCLC, and second-line RCC. Enrollment in the Phase III
COSMIC-313 trial of Cabometyx in combination with nivolumab and ipilimumab for the first-line
treatment of renal cell carcinoma is expected to be complete in early 2021.
•

Glaukos (GKOS) opened its presentation by highlighting the strong growth that the company
has enjoyed since its 2015 IPO. Prior to the IPO, net sales hovered around $46m, while 2019
sales are estimated at between $229m–$232m. The company’s gross margin has increased 87%,
and 2019 ended with $162m in cash and equivalents. Lastly, Glaukos’s pipeline held just four
publicly disclosed projects in 2015, all in the glaucoma space, and today it has 13 programs
across the areas of glaucoma, corneal health (thanks to the acquisition last year of Avedro), and
retinal disease. President and CEO Thomas Burns spoke of the firm’s core competencies: three
major patient populations (glaucoma, corneal health, and retinal disease), three technology
platforms (micro-surgical devices, sustained pharmaceuticals, and implantable biosensors), and
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three overall competencies (pioneering discipline, skilled commercialization, and pipeline
development), all of which illustrate the company’s new strategic vision and transformation
from a glaucoma-focused firm to one aspiring to treat a wider range of eye diseases, including
keratoconus, presbyopia, dry eye, and age-related macular degeneration.
•

Halozyme Therapeutics (HALO) is home to the ENHANZE drug delivery technology which uses
the recombinant human hyaluronidase PH20 enzyme, rHuPH20, to allow intravenously delivered
biologics and small molecules currently to be delivered subcutaneously. The company has
multiple partnerships ongoing with different companies for this technology. One collaboration
program highlighted during the presentation is the subcutaneous (SC) formulation of
daratumumab. The company reviewed data from the Phase III COLUMBA trial that compared
efficacy between the intravenous (IV) and Halozyme's SC formulation of daratumumab, in which
the primary endpoints of PK and response rate non-inferiority were met. The time for SC
administration was five minutes versus the three to four hours for IV delivery. The SC
formulation of daratumumab is expecting a PDUFA decision in July 2020.
Another example provided was the SC formulation of the fixed-dose combination of
Perjeta/Herceptin, which was studied in comparison to sequential IV in the Phase III FeDeriCa
trial. The study met its primary endpoint of PK non-inferiority and SC administration time was 5–
8 minutes. Halozyme concluded the presentation by going into depth about ENHANZE’s value.
On average they receive mid-single digit royalties across their agreements. In terms of
milestones, recent deals have had upfront payments of $30m–$40m for one or two nominated
targets, developmental milestones of 40–60% of $160m per target, and commercial milestones
at a similar level as the developmental ones. Halozyme also receives a 20% margin on bulk sales
of API to partners. In 2020, Halozyme expects net revenues of $230m to $245m, which should
lead to sustainable profitability starting Q2 2020, after an estimated $195m in 2019.

•

Insmed (INSM) CEO Will Lewis highlighted that with an estimated $133m–$138m net revenue
for Arikayce in 2019, their guidance from late last year, they were far above initial analyst
estimates for the year, and there are a number of strategic priorities and catalysts in 2020.
First, they hope to continue to drive strong commercial performance of Arikayce in the US,
where it has accelerated approval for refractory mycobacterium avium complex (MAC) lung
disease and expand to other markets. Lewis noted that, in the US, they have had over 1,600
unique prescribers since the launch, which was at the end of 2018, and their “white glove”
Arikares support program has led to highly positive feedback from the healthcare community.
However, they will be making some changes, adding patient access liaisons to help the backoffice work of physicians. They are running direct-to-physician and patient campaigns and hope
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new treatment guidelines will include Arikayce. He also said that 85% of patients who did not
discontinue in the first 90 days remain on Arikayce, alleviating the concerns that some had. The
company is hoping for approval of Arikayce in Europe in 2020 and Japan in 2021. For the current
indication of refractory MAC lung disease, they estimate 12,000–17,000 patients in the US,
1,400 in Europe, and 15,000–18,000 in Japan. Given how common the disease is in Japan, they
will go to Japan themselves to launch the product.
Arikayce only had an accelerated approval, since it just improved the microbiological endpoint
of sputum culture conversion and not clinical outcomes, so the FDA is requiring a confirmatory
trial. Lewis said they hope to initiate that trial in 2020 in frontline patients, which will expand
the US market to 80,000–90,000 patients. The study will also be used for European and
Japanese label expansions. However, we should note a significant risk to the study is that they
are still developing the PRO (patient-reported outcome) that will be used for the primary
outcome. Lewis anticipates that the placebo-controlled study will involve 200–300 patients, but
they will also be running a parallel open-label cohort study of 50–100 patients who only meet
part of the screening procedures in order to help validate the PRO and, using a seven-month
look at the impact of Arikayce on the PRO, allow for adjustments to the statistical analysis plan
or size of the registration study. Lewis said they have completed capital expenditures for a third
manufacturing facility, that would be sufficient to satisfy demand if they are successful in the
frontline indication. In terms of other label expansions, Lewis said that while guidelines currently
call for treatment until 12 months after culture conversion, one issue for the disease is that
many patients are reinfected after a short time, so they will be looking at ways to use Arikayce
to prevent reinfection. In terms of IP protection for Arikayce, they have patent protection in the
US through 2035, and hope to extend protection that far in Europe and Japan as well, with
additional NTM treatment claims.
Lewis also highlighted INS1007, an oral reversible DPP1 inhibitor licensed from AstraZeneca that
addresses the inflammatory component in bronchiectasis. While they expect topline results
from the Phase II WILLOW study in Q1 2020, Lewis acknowledged it is like a high-risk lottery
ticket, since they do not yet know if the mechanism works. The primary endpoint is time to first
pulmonary exacerbation, and though the FDA has since changed their preference to frequency
of pulmonary exacerbations, the agency told them it does not matter for WILLOW, since it is just
an exploratory Phase II trial. Lewis said the study is 80% powered to show a 40% difference from
placebo, but even if it is not statistically significant, if it shows at least a 20% reduction in the
frequency of exacerbations, as well as a reduction in a neutrophil serine protease biomarker,
they will have the confidence to move the program forward. Otherwise, they will cancel it,
unless there is additional data or the totality of the data to suggest it could still be effective.
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In 2020, they plan to advance a dry-powder formulation of INS1009, a prodrug of treprostinil, to
a Phase I study, and in 2020–21, they will be given more information about other projects that
are currently preclinical.
•

Ionis Pharmaceuticals (IONS), a pioneer of developing antisense oligonucleotides to target RNA
in genetically validated diseases, continues to progress a broad pipeline of internally discovered
assets in addition to the multitude of programs it has already out-licensed, while developing
commercial expertise to eventually reduce its reliance on partners. This represents an evolution
of its business model, although its antisense drug discovery platform is consistent and
fundamental to fueling the company’s future.
The new CEO of Ionis, Brett Monia, took to the stage to report a record year for Ionis. The
company delivered $1bn in revenues and $300m net profit, with a cash position of $2.2bn
providing notable operational flexibility. The company is now earning royalties from three
commercial stage drugs – Spinraza, Tegsedi, and Waylivra – supporting the development of an
extensive pipeline of wholly owned assets, as well as multiple late-stage drugs with shared
development interests. Although the next commercial launch is not expected until 2021 – the
Biogen-partnered tofersen in development for SOD1+ ALS patients – 2020 will be a busy year in
terms of pipeline advancement. This includes the continuation of four current Phase III
programs, three new Phase III initiations, >10 new Phase II projects, and six new diseases with
clinical proof of concept. Ionis has set the goal of achieving at least 10 NDA submissions by 2025,
assigning a high probability of success for each of its pipeline projects owing to its antisense
technology and genetically validated targets. In addition to tofersen, the other notable
partnered late-stage programs are TQJ230 (Novartis; cardiovascular risk), RG6042 (Roche;
Huntington’s disease), and AKCEA-TTR-LRx (Akcea; hATTR amyloidosis). TQJ230 started a CVOT
in December, and just before JPM started, Ionis announced initiation of a CVOT for AKCEA-TRLRx.
In contrast to Big Pharma companies that have almost exclusively exited or scaled back CNS
research, Ionis is continuing to focus on neurology and claims to have an industry-leading
pipeline in this space. With cancer undoubtedly being the story of the last decade, Ionis is
positioned to drive and capitalize on research breakthroughs in neurology conditions with
unmet medical need, which it hopes will undergo similar transformations this decade. These
include highly prevalent diseases such as Alzheimer’s and Parkinson’s disease, in addition to a
plethora of rarer indications. Outside of CNS, the broader Ionis-owned pipeline is looking at
other rare diseases, in addition to cardiometabolic and renal, and cancer. Improvements in its
drug discovery platform are also enabling new dosing routes, with a validated once-daily tablet
being trialed for a cardiovascular indication. Ionis also hopes to achieve clinical validation for
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pulmonary and ocular delivery routes, which would allow for new opportunities in diseases such
as IPF, PAH, and retinal disorders.
•

Mark Mallon reflected on his first year as CEO of Ironwood (IRWD) after the company
completed the separation of Ironwood Pharmaceuticals into two independent publicly traded
companies, Ironwood Co. and Cyclerion Therapeutics. Ironwood Co., tasked with its three clear
priorities of driving Linzess growth, advancing late-stage pipeline products, and delivering
sustainable profits, did not disappoint.
As of the second half of 2019, Linzess, for the first time, became the number one prescribed
medicine for irritable bowel syndrome with constipation (IBS-C) or chronic idiopathic
constipation (CIC), with a 13% year-over-year growth in prescription demand, which translated
to $800m in US net sales. Its profit is shared 50:50 with partner Allergan, amounting to >$250m
in US profit for Ironwood’s share of Linzess in 2019. The company maintains broad payer access,
and Linzess’ formulary position is favorable. Mallon noted that 85% of patients that ask for
Linzess receive the drug. Ironwood also delivered a positive readout of a Phase IIIb study for the
drug which looked at abdominal symptoms such as bloating and abdominal discomfort. The
company has completed an sNDA and its sales efforts will encompass discussions with
physicians and patients on how Linzess may alleviate abdominal symptoms.
In 2020, Ironwood expects that Linzess will maintain its mid-single-digit growth as was seen in
2019. Mallon anticipates that the combination of a stable net price and an unchanged favorable
formulary position for the majority of payers will mean Linzess will continue to enjoy its success
and will be well on its way to attaining blockbuster status. Investors should look forward to a
new DTC campaign leveraging readout from the Phase IIIb study for Linzess, which will allow the
company to discuss bloating and abdominal discomfort with consumers. For pipeline
compounds, investors should expect a readout for IW-3718 in H2 2020 and a readout for MD7246 in summer 2020.
As for IP, Mallon also assured as well that outstanding ANDA cases will not be a problem for the
company. The fourth of five ANDA cases was settled with Sandoz earlier this year in which
Sandoz will be granted a license to market 145mcg and 290mcg generic versions of Linzess in
2030 instead of 2031. The last ANDA case with Teva is still continuing, but Ironwood is confident
in its ability to protect its IP position. Further, Ironwood has submitted multiple patents of its
72mcg dose of Linzess to the USPTO and expects these to be prosecuted this year as the patents
have been granted in Japan, the EU, Mexico, and Canada.
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In 2019, Ironwood initiated and completed Phase IIb enrollment of MD-7246, a delayed-release
formulation for linaclotide, in irritable bowel syndrome with diarrhea (IBS-D). Linaclotide is
released only in the colon, thereby circumventing impacts on bowel movement. If successful,
this will allow the drug to have the first indication of approval for pain. Additionally, the proof of
concept may extend beyond IBS-D and may be utilized in pain associated with other lower GI
disease.
Its second pipeline product, IW-3718, a bile sequestering agent, promises to treat refractory
GERD in patients that remain uncontrolled on proton pump inhibitors (PPIs). Ironwood is
currently recruiting patients for its Phase III trial (60% enrollment to date). Strong results in
Phase II demonstrated that patients treated with IW-3718 + PPI experienced clinically
meaningful reduction in heartburn severity and regurgitation frequency. If successful, this will
be the first new medical innovation in reflux disease in three decades since the launch of PPIs.
There is also a large unmet need in this indication as refractory patients must go through
surgery to alleviate their symptoms.
Ironwood’s strategic initiatives, including cost optimization efforts and developing strategic
partnerships, paid off in 2019 and allowed the company to raise its guidance for the year.
Mallon asserted that the separation of Ironwood Pharmaceuticals to Ironwood Co. and
Cyclerion has been quite successful and helped to deliver sustainable profits. The company met
its goal of achieving profitability from its first day of separation in Q2 2019 on a GAAP and nonGAAP basis. Ironwood restructured debt to lower cash interest in 2019 and was more efficient in
managing cash outflow, including implementing cost optimization initiatives. The company
leveraged its partners to focus on ex-US markets by giving partners AstraZeneca and Astellas
rights to develop Linzess in China and Japan, respectively. Ironwood also announced a
partnership in summer 2019 to help market Alnylam Pharmaceuticals’ product Givlaari for acute
hepatic porphyria, which is pending FDA approval in February 2020. If Givlaari is approved,
Ironwood will leverage its existing strong sales and marketing team to provide education
regarding acute hepatic porphyria to GI specialists in exchange for fixed payments and royalties.
•

During its presentation, Jazz Pharmaceuticals (JAZZ) announced it met 2019 guidance (of
$2.1bn–$2.18bn in total revenues announced on November 5, 2019) and highlighted key
upcoming catalysts for 2020. Jazz announced Xyrem net sales at the top end of guidance with
20% growth over 2018; Erwinaze had slight growth; Defitelio had double-digit growth; and
Vyxeos was also within guidance, but at the lower end of the range. The company anticipates
four approvals in 2020–21: Sunosi in the EU and US for lurbinectedin, JZP-258, and JZP-458. In
terms of Jazz’s pipeline, within sleep/neuro, it announced that an NDA filing for JZP-258 (nextgeneration Xyrem) for narcolepsy is expected this month, confirming the company would
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redeem its priority review voucher, with an estimated PDUFA date during Q3 2020 and a
potential Q4 launch; completion of enrollment for a Phase III trial in idiopathic hypersomnia is
expected during H2 2020. Jazz expects an EMA decision for Sunosi in narcolepsy/obstructive
sleep apnea in early 2020; the initiation of a Phase III trial for excessive daytime sleepiness is
anticipated in mid-2020. For JZP-385 (acquired through the company’s August 2019 buy of
Cavion), a Phase IIb trial in essential tremor is expected in H2 2020.
Within hematology/oncology, Jazz commented that a Phase II/III study of JZP-458 in acute
lymphoblastic leukemia/lymphoblastic lymphoma is expected to complete enrollment by Q4,
with a BLA submission as early as Q4. The company expanded into the solid tumor segment
through its US license just last month to small cell lung cancer candidate lurbinectedin from
PharmaMar. The agreement was announced just after submission of an NDA requesting
accelerated approval based on data from a Phase II basket trial, with a potential FDA submission
acceptance decision as soon as February and an approval and launch this year. Data from the
Phase III ATLANTIS combination study (of lurbinectedin + doxorubicin) in relapsed SCLC are
anticipated by mid-year. A Defitelio Phase III trial in pulmonary veno-occlusive disease is
expected to reach enrollment of 400 patients during H1 2020, and topline data from a Phase II
trial in acute graft-versus-host disease prevention are anticipated during the second half of the
year.
•

Kodiak (KOD) is solely focused on the production of the next generation of ophthalmology
products for high prevalence retinal diseases using their antibody biology conjugate platforms.
The company boasts impressive clinical data on its lead product, KSI-301, which is being
investigated for four indications comprising wet age-related macular degeneration (AMD),
diabetic macular edema (DME), diabetic retinopathy (DR), and retinal vascular occlusion (RVO).
The biologic builds on the anti-VEGF antibody by conjugating it to a phosphorylcholine polymer
with the idea of making the antibody the best in its class in the context of the retina. The
company’s CEO proclaimed the drug as the definitive next-generation anti-VEGF antibody as he
outlined the drug’s successes in Phase I trials. The previous clinical trials across the different
indications demonstrated that the drug was more durable, had a high formulation providing
higher dosing, and appeared more potent than the current standard of care. Current data
certainly highlight an impressive durability of the product with patients going twice as long after
loading doses with KSI-301 compared to current standards of care in all four indications.
So far, the company has made the greatest progress in the wet AMD indication, with the DAZZLE
Phase II study currently under way after a successful Phase Ib study. In the other three
indications, the company is currently enrolling for Phase II trials and expects to initiate the trials
later this year. The company suggested an ambitious goal of submitting four BLAs for KSI-301 by
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2022 in its four indications. Building on KSI-301, the company is also developing a bispecific
antibody targeting VEGF and IL-6 (KSI-501), in addition to a trispecific antibody to target multiple
biological pathways for enhanced responses in wet AMD and DME. The preclinical data for its
drug are promising, and the drug is moving towards an IND in 2021. Financially, it was a strong
final quarter of 2019 for Kodiak Sciences, which generated a sum of $540m of funding. The
company announced late last year that they had entered a funding agreement with Baker Bros,
who would fund the company $225m in exchange for capped royalty rights for sales of KSI-301
equal to 4.5 times the original funding. In addition to this, the company made a public offering
of $317m of its common stock. These investments are critical for Kodiak Sciences to continue to
rapidly progress their pipeline through clinical trials, to enable manufacture and support a
strong marketing campaign. Overall, the company appears optimistic for their future; with a
strong pipeline coupled with adequate funding, Kodiak is set up well to progress next year.
•

Mirati Therapeutics (MRTX) began by reviewing the progress of their KRAS G12C program. At
last year’s JP Morgan Healthcare conference, the company had not yet dosed their first patient
with MRTX849, which has since received substantial attention as a key competitor to Amgen’s
KRAS inhibitor AMG510. CEO Charles Baum outlined areas where MRTX849 could become
differentiated from AMG510, including the crucial area of durability. He believes a median
duration of response of more than six months for MRTX849 in non-small cell lung cancer
(NSCLC) could be one such area, and a planned update in H2 2020 could shed further light on
whether this is achievable. Another potential area could be in the colorectal cancer (CRC) space.
Though CRC will not be Mirati’s initial focus, AMG510 has previously shown an overall response
rate (ORR) of just 8% in the disease, and so an ORR around 20% could separate MRTX849 from
AMG510.
In other KRAS-related matters, Mirati highlighted two key trials that will begin in H1 2020. The
first is a combination trial testing MRTX849 and Keytruda in first-line NSCLC, while the second is
MRTX849 in combination with cetuximab in CRC. One Phase II MRTX849 combination trial with
afatinib and another with a CDK4/6 inhibitor are also expected to begin soon, though in the
second half of 2020. Understandably yet somewhat disappointingly, Mirati did not disclose
much related to their KRAS G12D program, but did reiterate that with no other companies
publicly disclosing efforts to develop KRAS G12D inhibitors, Mirati has the potential to be first in
this area. IND-enabling studies for the KRAS G12D inhibitor are slated to initiate in 2020.
Finally, Mirati discussed sitravatinib, whose registrational SAPPHIRE trial in NSCLC is expected to
read out overall survival results by the end of 2021. The company will look for strong signals for
sitravatinib in its ovarian cancer, renal cell carcinoma, and hepatocellular carcinoma trials it is
conducting with BeiGene before solidifying registrational plans in these indications. Similarly,
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the company will continue to collect more mature data for its bladder cancer trial before making
any final decisions on a registrational path forward.
•

CEO Dr Jean-Paul Kress provided a relatively brief update for MorphoSys (MOR) that largely
focused on the recently announced deal with Incyte to co-commercialize MorphoSys’s lead
asset, tafasitamab (MOR208). Dr Kress noted that over 20 companies were interested in the
tafasitamab program, but they chose to finalize a deal with Incyte due to the company’s track
record with commercialization, no existing internal competition for tafasitamab’s planned
indications, particularly from CAR-T regimens, as well as the fact that MorphoSys will maintain
100% of US revenue recognition and rights to potential future deals involving tafasitamab. As
announced on 13 January, the deal includes a $750m upfront payment, $150m equity payment,
milestone payments up to $1.1bn, and tiered royalties in the mid-teens to mid-twenties.
MorphoSys and Incyte will split global development costs 45% to 55%, respectively, and focus
on 1L DLBCL, FL, MZL, and CLL. Looking ahead, 2020 milestones for the company include US
approval and launch of tafasitamab in R/R DLBCL, as well as European submission of tafasitamab
for R/R DLBCL. Additional 2020 catalysts include data readouts from key early-phase clinical
trials like the Phase Ib First-MIND study in front-line DLBCL and the Phase I/II M-PLACE trial in
membranous nephropathy.

•

MyoKardia’s (MYK) presentation emphasized their precision approach strategy in treating the
underlying disease biology to create targeted therapies for cardiovascular patients. The
company CEO stressed the importance of this model in diverging mavacamten into different
indications based on results from the PIONEER trial in patients with hypertrophic
cardiomyopathy (HCM). Since then, MyoKardia has initiated a program with mavacamten in
obstructive HCM and intends to meet with the FDA on potential registration pathways in H1
2020. There are also plans to commence a Phase II trial in patients with heart failure with
preserved ejection fraction (HFpEF) in H1 2020.
The presenter reflected on previously reported data from the Phase II PIONEER trial in HCM
patients, which showed sustained improvements in LVOT gradient in 100% of patients over 48
weeks. MyoKardia focused on the pivotal EXPLORER trial in obstructive HCM patients, which is
currently overenrolled with 251 patients. The company stated that this has a strong trial design
with meaningful endpoints powered to detect a 25% treatment effect. Topline data are
expected in Q2 2020 and a full readout presentation in Q3 2020. Results from the Phase II
MAVERICK trial were briefly discussed. Mavacamten exhibited robust reductions in NT-proBNP,
a strong indicator of reduced wall stress. The beneficial effects of mavacamten were most
significant in patients with greatest diastolic impairment. The presentation also highlighted

January 2020|56

MyoKardia’s investment into educating the community. The Expose HCM disease state
campaign was initiated at the American Heart Association in November.
MyoKardia touched on its earlier-stage pipeline therapy, danicamtiv, which targets dilated
cardiomyopathy in systolic patients with heart failure with reduced ejection fraction. Danicamtiv
was well tolerated in Phase I and Phase IIa clinical trials. A Phase II trial is anticipated to begin in
Q2 2020 in patients with genetic sarcomeric mutations.
•

Ahead of the FDA Advisory Committee Panel meeting scheduled for tomorrow, Nektar (NKTR)
CEO Howard Robin first addressed NKTR-181, a novel mu-opioid analgesic in development for
chronic lower back pain, but spent little time discussing it before moving on to the immunooncology space. In a hopeful tone, Robin emphasized that NKTR-181 is a brand new opioid
molecule entering a field where no new opioids have been introduced in 30 years, and touted
an evidence base that includes treatment of 2,200 patients in 15 different trials along with
human abuse potential data that show NKTR-181 causes as much euphoria as placebo using the
therapeutic doses.
As expected, updates were given in oncology with regard to the joint collaboration with BristolMyers Squibb on the bempegaldesleukin (NKTR-214) and Opdivo (nivolumab) combination.
Robin confirmed the initiation of a Phase I/II dose optimization and expansion study for the
combination in first-line non-small cell lung cancer (NSCLC), emphasizing that the study would
be 100% funded by Bristol-Myers Squibb and that their collaborator has allotted $1.2bn to this
program. Other new trials to be initiated this year include a trial in the adjuvant melanoma
setting against Opdivo monotherapy, as well as a trial for first-line metastatic renal cell
carcinoma testing the triplet bempeg + nivo + axitinib. Later this year, we can expect response
rate data from a Phase III trial testing bempeg + nivo in first-line metastatic melanoma, with
progression-free survival and primary endpoint results expected towards the middle of next
year. Two cohorts which include dose optimization and NSCLC expansion of the Phase I/II
PROPEL trial are concurrently under way studying bempeg + pembrolizumab in first-line NSCLC,
and top-line results are expected towards the end of the year. Furthermore, the dose escalation
portion of the REVEAL study testing the company’s TLR 7/8 agonist NKTR-262 in combination
with bempeg is anticipated to be completed later this year.
Nektar management spent a good deal of the presentation discussing NKTR-255 and the
advantages of harnessing the IL-15 pathway as an opportunity in cancer immune therapy to
enhance CAR-T therapies and ADCC antibodies. As such, collaborations with Gilead and Janssen
are under way to explore combinations with NKTR-255. In collaboration with Gilead, NKTR-255
will be evaluated in combination with antivirals, while a collaboration with Janssen will test
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NKTR-255 with assets in Janssen’s oncology portfolio. Nektar currently has a Phase I study
initiated assessing NKTR-255 as a single agent and in combination with Darzalex (daratumumab)
or Rituxan (rituximab) in relapsed/refractory multiple myeloma and non-Hodgkin’s lymphoma.
Outside of oncology, Nektar and Eli Lilly anticipate initiating a Phase II study evaluating NKTR358, an immune-regulatory cytokine targeting the IL-2 pathway to stimulate growth of
regulatory T cells, for the potential treatment of moderate-to-severe lupus patients. An
additional Phase II trial will be initiated in a new autoimmune disease that has not yet been
announced and will be conducted by Eli Lilly. As many have expected, Robin confirmed that the
data from the Phase Ib MAD trial in mild-to-moderate lupus will be presented at a major
medical conference this year. Nektar ended 2019 with $1.6bn in cash and investments, placing it
in a strong position to support its 2020 milestones.
•

Neurocrine (NBIX) CEO Kevin Gorman updated the investor community on several promising
aspects of the company. One of the highlights is the growth and commercial potential of their
flagship product, Ingrezza (valbenazine), which is approved to treat tardive dyskinesia (TD). The
drug outperformed expectations with Q4 2019 sales reaching $238m, topping out at $753m for
the year and showing solid steady growth after earning $410m in 2018. A total of 42,000
prescriptions were written in Q4 2019. Looking forward, the company expects a large potential
for growth since Neurocrine currently only has a small fraction of the TD market, with the vast
majority of patients not being treated with the VMAT2 inhibitor. Neurocrine is planning to
expand Ingrezza into another movement disorder, chorea associated with Huntington’s disease,
which is an area of high unmet need since 90% of Huntington’s patients have chorea.
Neurocrine currently has a single Phase III trial that is ongoing and if results are positive, the
developer plans to initiate talks with the FDA.
With regards to Neurocrine’s other branded drug, Orilissa (elagolix), the company is also
planning to expand its label with a planned PDUFA date in Q2 of this year for the management
of heavy menstrual bleeding associated with uterine fibroids in women. A proof-of-concept
Phase II study was started in the middle of last year to test Orilissa in polycystic ovarian
syndrome which, if successful, will fulfill a high unmet need as there are currently no treatments
for the indication.
Phase II full data for Neurocrine’s CRF receptor inhibitor NBI-74788 in congenital adrenal
hyperplasia (CAH) are expected to be presented at this year’s ENDO meeting in March after
positive top-line results were released last year. Dr Gorman indicated that the company has
come to an agreement with the FDA and the EMA for initiation of a single Phase III pivotal study
in adults with CAH, which will be the first foray into ex-US drug development for the company.
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As the aim for treatment of CAH is to treat patient populations as early as possible, a Phase II
trial in the pediatric population is ongoing and Neurocrine is planning to meet later this year to
discuss their pediatric CAH program.
In collaboration with Voyager, a three-year follow-up from the PD-1101 study of their gene
therapy, VY-AADC, in Parkinson’s disease will be reported this year. In addition, while they have
an ongoing pivotal study now, the company will be adding a second pivotal study after
discussing the program with regulatory agencies in the US and EU. 2020 is gearing up to be an
exciting and busy year for Neurocrine as it currently has three ongoing pivotal trials and five
mid-to-early-stage programs, and the company anticipates having three new brands in four
indications by the end of the year.
•

As a medical device company leveraging spinal cord stimulation (SCS) to treat chronic pain,
Nevro (NVRO) and its Senza device were not particularly novel at the time of approval, with
numerous SCS devices already available in the chronic pain market, and several more since
Senza’s approval. Therefore, Nevro’s CEO, Keith Grossman, set out to differentiate Nevro’s SCS
devices from its competitors. He explained key differences in technology and mechanism of
action; namely, no other marketed SCS devices are equipped to deliver over 1,200 Hz frequency,
whereas Nevro’s devices can deliver up to 10,000 Hz through their protected HF10 therapy.
Nevro claims that traditional SCS therapies’ use of lower frequencies activates excitatory
neurons, which causes lasting paresthesia and requires patients to be awake during
implantation, for surgeons to map tingling sensations to areas of pain. In contrast, with the HF10
higher frequency, the CEO claims that this utilizes a distinct mechanism, one in which inhibitory
neurons are activated, resulting in no lasting paresthesia, and patients are not required to be
awake during implantation. He then presented clinical findings demonstrating superior
responder rates in HF10 trials (79%) compared to that of conventional SCS therapies (51%). This
therefore explains how Senza captured 12% market share in the first year of the product’s
launch, and for 2019 Nevro expects an estimated worldwide revenue of $390.3m.
Management discussed the new Senza Omnia SCS system, which is an implantable pulse
generator that can deliver varying frequencies, from 2 Hz up to the HF10 10,000 Hz. Nevro
conducted research and discovered that physicians would prefer a variable frequency system,
and with the inception of the Senza Omnia device, any one frequency can be applied, or even a
combination of waveforms. This maximizes the versatility of this treatment approach, and early
clinical efficacy has been witnessed in a difficult-to-treat patient population.
Nevro finished by talking through the strategy of expanding into the large painful diabetic
neuropathy (PDN) and non-surgical refractory back pain markets, which they believe could be
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bigger than their current target market. They expect to present initial results from the SENZAPDN clinical trial in PDN patients on 25 January 2020. A final point raised referred to Nevro’s
focus on the US market, and from this the CEO touted the appeal of Nevro’s products in
providing effective opioid alternatives for pain relief in the ongoing US opioid crisis.
•

PTC Therapeutics’ (PTCT) management revealed 2019 as a year that its Duchenne muscular
dystrophy (DMD) franchise delivered. In comparison to recent years, PTC has seen nearly a fourfold increase in net revenue in 2019 to around $290m, and this is predominantly from its two
DMD agents, Translarna and Emflaza. Translarna is part of PTC’s nonsense mutation scientific
platform, and it already reports an estimated 90% of nonsense mutation DMD patients from the
5EU taking the therapy. The company sees further growth opportunities in its DMD franchise,
including expansion into new territories with Translarna, and crucially a potential US NDA
submission of the drug in 2020.
On another of PTC’s development platforms – splicing – management discussed several projects.
The associated therapy at the most advanced stage of development, risdiplam, promotes
production of the healthy SMN protein in spinal muscular atrophy (SMA) patients. This drug has
a PDUFA date set for 24 May 2020, with further readouts from associated pivotal trials expected
in Q1 2020. Also in this platform, PTC has described another candidate targeting the toxic
Huntington’s protein in Huntington’s disease. The drug so far has managed to establish dosedependent reductions in the toxic protein in preclinical studies, and the company predicts this
compound will enter the clinic towards the end of 2020.
PTC management next discussed its gene therapy platform and the leading asset from this
platform, which is an AADC deficiency therapy. PTC has submitted an MAA for this therapy and
expects BLA submission to take place in 2020. In addition to this gene therapy, the company also
has a gene therapy for Friedreich’s ataxia (FA), which it anticipates entering clinical testing in Q3
2020, and an Angelman syndrome therapy with an accompanying IND planned for H1 2021. The
company has yet another discovery platform – redox – an approach focusing on inflammation
and oxidative stress. PTC plans to initiate three redox clinical trials in 2020, for PTC743 and
PTC857, in mitochondrial epilepsy, FA, and GBA Parkinson’s disease. Management closed the
presentation by highlighting commercialization opportunities of another two drugs, Tegsedi and
Waylivra, to round off a talk themed with many opportunities and progress in an evidently
rapidly growing company.

•

Sage Therapeutics (SAGE) CEO Jeff Jonas began his presentation by highlighting the need to
innovate and offer fast-acting, efficacious alternatives to older drugs for depression that allow
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treatment on an as-needed basis instead of chronically. Overall, very little was new from this
presentation except for new data for the NMDA modulator, SAGE-718.
Following the launch of Zulresso in July 2019 as the first FDA-approved drug for post-partum
depression (PPD) and currently the company’s only marketed drug, Zulresso sales are
progressing well, with greater than 75% payer coverage (as of September 30, 2019), which is
driving better access to women with PPD. However, much of the presentation and breakout
session understandably focused on their GABA-A receptor modulator, SAGE-217 (zuranolone),
which failed to meet its primary endpoint last year in the Phase III MOUNTAIN trial in major
depressive disorder (MDD). Dr Jonas maintained, however, that there are important lessons
they have learned from this program, and despite slightly missing statistical significance within
the MOUNTAIN trial, SAGE-217 displayed a rapid onset of activity consistent with other trials as
well as a good safety and tolerability profile. Given this experience, the Phase III REDWOOD
(MDD) and RAINFOREST (MDD with insomnia) trials are on temporary holds to allow the
company to evaluate potential protocol amendments which could include changes in dosing
since the 30mg dose resulted in a much improved efficacy as compared to the 20mg dose in the
MOUNTAIN trial. Readouts for the Phase III SHORELINE study (re-treatment in MDD) are still
expected this year. Unsurprisingly, company management will be meeting with the FDA this
quarter to explore developmental and regulatory paths forward for SAGE-217, although no
specific dates for this meeting were given.
Additional updates on SAGE-324, a novel positive allosteric modulator (PAM) of GABA-A, and
SAGE-718, an NMDA PAM being developed for neuropsychiatric disorders, were highlighted.
While a Phase II study in essential tremor will be initiated for SAGE-324 in the first half of 2020,
additional indication expansions for the drug include epilepsy and Parkinson’s disease. New data
were offered for SAGE-718 in a small cohort (N=6) of mild-to-moderate Huntington’s disease
patients, showing no serious adverse events and promising activity on executive function within
a two-back test. Because of these promising data, Sage Therapeutics will explore other disease
states and doses within the next year to see where they can optimize SAGE-718. The cash
position for the company is strong going into 2020, with $1bn in cash at the end of 2019.
•

Sarepta’s (SRPT) presentation highlighted the significant growth of their RNA and gene therapy
platform, key achievements in 2019 and future milestones for 2020. The company closed the
year with $380.8m ($100.1m for Q4) in sales of Exondys 51, which was launched in 2016,
demonstrating a 26% year-on-year growth rate. In 2019, Sarepta developed a strong pipeline
with 42 programs in total, compared to 25 in 2018. Sarepta’s CEO focused on their three main
disease programs: Duchene muscular dystrophy (DMD), limb-girdle muscular dystrophies
(LGMDs) and mucopolysaccharidosis type IIIA (MPS IIIA).
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There were multiple key achievements for DMD in 2019, perhaps the most important of all was
the approval and launch of Vyondys 53, for exon 53 skipping in DMD patients, in Q4 2019, after
having received an unexpected CRL in Q3 2019. This was the fastest CRL reversal in FDA history.
There was also development progress for Sarepta’s peptide PMO, as the study for SRP-501 in
DMD patients began in 2019. Safety and dosing insights are expected in mid-2020. Interestingly,
Sarepta’s CEO announced that in January 2020 a rolling NDA submission was initiated for
casimersen for DMD; approval would leave Sarepta with three PMOs in the market.
Moving on to earlier-phase pipeline gene therapy treatment, Sarepta’s presentation focused on
SRP-9001 for DMD, which demonstrated positive nine-month functional data from the first fourpatient cohort. In 2019, Sarepta initiated STUDY 102, dosing 41 patients, as well as placebo
crossover patients. A date readout is scheduled for early 2021. STUDY 301 is on track to initiate
in mid-2020.
The company also drew attention to its SRP-9003 therapy for LGMD2E. This previously
demonstrated consistent results, with all patients improving in all functional endpoints at nine
months. In 2019, an additional dose cohort commenced with three patients, and readout is
expected in early Q2 2020. The final disease covered in the presentation was MPS IIIA, which
currently has no approved treatments. The Phase II/III AAVance trial was initiated in 2019, with
15 patients enrolled, and dose completion of another five patients is expected in H1 2020.
Lastly, Sarepta proudly highlighted its strategic alliance with Roche for SRP-9001 in DMD
patients, which is the largest single-candidate ex-US licensing deal in history, set to close this
quarter. This leaves Sarepta with $2bn in cash, which can be reinvested into multiple programs.
•

The Ultragenyx (RARE) presentation led with company CEO and president Emil Kakkis detailing
commercial programs for Crysvita, an anti-FGF23 monoclonal antibody for X-linked
hypophosphatemia (XLH), and Mepsevii (vestronidase alfa-vjbk), an enzyme replacement
therapy for mucopolysaccharidosis VII (MPS VII) (both launched in 2019). A review of upcoming
catalysts for the company’s key pipeline assets followed. With 2019 revenues of $102m–$104m
(driven mostly by Crysvita sales of $86m–$88m), Ultragenyx surpassed 2019 guidance. The
company also gained non-dilutive financing through the sale of its Crysvita European royalty
rights (due under a 2013 alliance with Kyowa) to Royalty Pharma for $320m, contributing to its
$750m in cash on hand, which is expected to provide funding through 2023.
The company provided 2020 guidance of $125m–$140m, and expects to have $1bn in revenues,
seven marketed products, and five clinical programs by 2025. Two potential near-term
approvals (with launches anticipated as early as this year) are expected for small molecule
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substrate replacement UX007 in long-chain fatty acid oxidation disorders (LC-FAOD) and Crysvita
in tumor-induced osteomalacia (TIO). The UX007 NDA for LC-FAOD (accepted by the FDA in
October 2019) has a PDUFA date of July 31, 2020. Ultragenyx submitted an sBLA for Crysvita in
the TIO indication in December 2019 and expects to hear back from the FDA on submission
acceptance in February 2020.
The rest of Ultragenyx’s pipeline, featuring nine clinical programs in 34 studies, was also
discussed, highlighting lead candidate DTX301, an AAV8 gene therapy for ornithine
transcarbamylase (OTC) deficiency, a urea cycle disorder caused by a genetic defect in a liver
enzyme responsible for detoxification of ammonia. Positive responder data showing significantly
reduced ammonia levels from cohorts 2 and 3 of a Phase I/II study of DTX301 in OTC were
recently reported ahead of the conference; the initiation of a fourth cohort using a prophylactic
steroid at a 1e13 dose that will enroll three additional patients is planned in the first half of the
year, with an update expected in H2 2020. For DTX401 (also an AAV8 gene therapy) for glycogen
storage disease type Ia (GSDIa), positive Phase I/II study data were reported ahead of the
conference; enrollment is complete in a confirmatory cohort at a 6e12 dose, with data from the
expansion cohort expected in H1 2020, and a Phase III study could begin in H2 2020. UX701, a
gene therapy candidate for Wilson disease, is a program using the company’s HeLa commercial
scale mammalian manufacturing system and out-licensed to Bayer in a collaboration worth up
to $232m plus high single-digit to low double-digit royalties; positive first data from the lowest
dose cohort were previously presented, and an IND is expected in H2 2020. Finally, a Phase I/II
trial is expected to initiate in H1 2020 for GTX-102, an antisense oligonucleotide (ASO) for
Angelman syndrome, to which Ultragenyx has an exclusive worldwide license under an August
2019 deal from partner GeneTx (with the option to acquire GeneTx outright after Phase I/II
completion).
•

Zai Laboratory (ZLAB) CEO and Chairman Samantha Du emphasized Zejula’s December 2019
approval in mainland China as part of a transformative process for the company. Zai Lab then
set the tone of the presentation by drawing parallels to Takeda being the preferred commercial
partner two decades ago. Highlighting its unique position as a commercial gateway to China and
the APAC region, Zai Lab gave an overview on its partnered programs with many companies,
notably GlaxoSmithKline, MacroGenics, Novocure, and Deciphera, with a heavy focus in
oncology. Many of these programs are already approved, or under regulatory review. CEO Du
announced the expansion of these pharmacology solutions to China and beyond in 2020 via
additional regulatory filings and clinical trials. In addition, Zai Lab highlighted its experienced
commercial organization, citing successful launches with well-known brands from AstraZeneca,
Roche, and Novartis. Ending the presentation was a financial overview, with the company
currently holding $393.2m in cash, cash equivalents, and short-term investments as of June
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2019. Closing out the presentation, Zai Lab is enthusiastic about the upcoming launch of Zejula
in mainland China, with Zejula successfully already reaching 77% market share in Hong Kong.

Small Cap Companies
•

Ron Cohen, President and CEO of the struggling Acorda Therapeutics (ACOR), centered this
year's JPM presentation on the potential of Parkinson's disease treatment, Inbrija. Specifically,
Inbrija is indicated as a treatment for OFF episodes, which are the re-emergence or worsening of
symptoms that are otherwise controlled by medications and are seen after long-term use of
gold-standard Parkinson’s therapy, levodopa. The dopamine agonist apomorphine, available as
a subcutaneous injection under the brand Apokyn, is another rescue medication to be used
during the OFF period. Sumitomo Dainippon Pharma subsidiary Sunovion's NDA for their
apomorphine sublingual film was accepted by the US FDA in December, posing a further threat
to Inbrija, although this was not mentioned during the Acorda presentation. Instead, Cohen
went over the patient burden, reiterating the unmet need using statistics pulled from market
research surveys, details on the inhaled drug, as well as launch progress and plans.
Noting that the first nine months of launch had not gone as anticipated, Cohen outlined a few
reasons for this hindrance. At first, he pointed to the entrenched treatment algorithms within
the Parkinson's landscape which, before the past few years, had seen little in the way of
significant approvals. He continued to say that these new entrants were met with
reimbursement hurdles that have deterred physicians from prescribing new drugs for
Parkinson's disease in the early months of a launch.
In terms of reaching agreements with payers, Cohen noted that 72% of commercial lives are
now covered and 25% of lives covered under Medicare, with work towards improving access on
that front. Another unexpected challenge has involved the effective use of the device. Cohen
stated that in trials, 15% of patients reported cough. Best practices now being implemented
have demonstrated that patients do not need to take a deep breath that might induce a cough,
thereby expelling the drug. Next steps in driving commercial success include measures to drive
patient awareness, through social media and speaker programs, and expand the base to federal
markets and long-term care facilities.
Although heavily focused on Inbrija, Acorda's presentation did touch on another launched
neurological-restoration product, Ampyra. Although this product has fared better than
expected, prospects remain limited as five generics are now available after Acorda lost its patent
battle in the courts. Regardless, Ampyra reached net revenue in 2019 of around $163m, and
while acknowledging continued decline with a maximum $110m 2020 sales prediction, Acorda
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intends to stretch out the tail end of this revenue as long as possible. In contrast, Inbrija's net
revenue in its first calendar year on the market was $15m, with Acorda projecting up to $40m in
2020. Sliding the figure down from an initial forecast, Acorda now predicts $300–$500m in peak
sales for Inbrija, which assumes no improvement from current trends in metrics like prescription
rate and adoption rates.
Cohen mentioned a corporate restructuring, without specifically calling out the 25% workforce
reduction reported with the announcement in October, that lowered 2020 annual costs by
$60m, while providing an update to the total non-GAAP 2020 operating expense projections by
$10m to $170m–$180m. Addressing a concern raised by analysts in October, Cohen pointed to
the successful exchange of $276m of 2021 convertible notes, addressing 80% of the near-term
obligation, buying another three years by extending maturity to 2024.
•

Akebia (AKBA) devoted its presentation exclusively to its clinical and commercial development
plans for its late-phase oral hypoxia-inducible factor prolyl hydroxylase inhibitor (HIF-PHI),
vadadustat, which has two pivotal Phase III readouts expected by mid-2020. CEO John Butler
began the presentation by emphasizing Akebia’s strong presence in nephrology, strengthened
via the 2018 merger with Keryx, which brought Auryxia into the combined company’s portfolio,
and licensing agreements with Mitsubishi Tanabe Pharma (Japan and other Asian markets) and
Otsuka (China, Europe, and other ex-US territories) to expand vadadustat’s commercial reach. In
addition, within the US, Akebia has a licensing agreement with Vifor Pharma which allows Vifor
to sell vadadustat to Fresenius Medical Care North America dialysis clinics and various other
third-party dialysis clinics, which Butler believes will provide access to up to 60% of dialysis
patients in the US. Key catalysts for the company include topline results from the INNO2VATE
studies in dialysis-dependent CKD patients, expected in Q2 2020, and topline results from the
PRO2TECT studies in non-dialysis-dependent patients, expected in mid-2020. The company is
also anticipating Japanese approval of vadadustat in July 2020, behind main rival roxadustat,
which launched as a first-in-class agent in November 2019. Butler emphasized the strong clinical
design of vadadustat’s pivotal Phase III program, with the INNO2VATE and PRO2TECT trials
employing Aranesp (darbepoetin alfa) as an active comparator to facilitate clear comparisons
with the current standard of care. The studies are also evaluating vadadustat in both
erythropoiesis-stimulating agent (ESA)-naïve and ESA-pretreated patients, with primary
endpoints including change in hemoglobin from baseline, and the incidence of major adverse
cardiovascular events (MACE; defined as all-cause mortality, non-fatal myocardial infarction, or
non-fatal stroke). In addition to vadadustat’s attractive once-daily dosing schedule (ESAs are
injectables), the company hopes that the drug will display a differentiated safety profile
compared to ESAs, which are associated with increased risk of thromboses and adverse
cardiovascular events. Indeed, positive safety comparisons in incident-dialysis patients will be
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necessary to compete against roxadustat in the US market, which has already demonstrated a
reduced risk of MACE compared to Epogen (epoetin alfa) in this subset and is expected to gain
approval ahead of vadadustat in Q4 2020. Roxadustat has also displayed superior efficacy to
Epogen in dialysis patients as measured by a statistically significant improvement in hemoglobin
levels, thus vadadustat’s prospects in the dialysis setting rely on displaying equally positive
improvements over ESAs.
Finally, Butler moved onto Akebia’s estimates for the commercial opportunity in the US market,
which it values at over $5bn. Within the non-dialysis setting, Akebia estimates that 250,000
patients are currently receiving treatment, which it believes could be boosted over time to
reach 400,000–500,000 and >$3bn in value as physicians adopt oral HIF-PHIs as safer
alternatives to current ESA therapies. Within the dialysis-dependent setting, Akebia estimates
that approximately 460,000 patients are currently receiving treatment, with an addressable
market value of $2bn, and believes that vadadustat would have a very strong market access
advantage in this setting because of its partnership with Vifor Pharma, through which
vadadustat will be the only HIF-PHI offered as part of the end-stage renal disease bundle in
dialysis centers.
•

Akero (AKRO) CEO Andrew Chen opened the presentation with a summary of the Fc-FGF21
fusion protein, AKR-001, which was licensed from Amgen. AKR-001 previously achieved positive
results in two Phase I trials in type 2 diabetic patients, leading to the exploration of AKR-001 in
NASH. Key attributes of AKR-001 include its half-life of 3–4 days, which allows once-weekly
dosing, a high affinity for β-Klotho receptor, and a balanced potency across FGFR1c, 2c, and 3c.
Despite these features, FGF21 represents a competitive pipeline for NASH, with involvement
from a number of large pharmaceutical companies, including Merck, which licensed NGM 313
(MK-3655) from NGM Bio, and Teva, which licensed an FGF21 analogue to 89Bio. Focus then
shifted to Akero’s current Phase IIa BALANCED trial with AKR-001 in biopsy-confirmed F1-F3
patients. The study consists of three treatment dosing groups and a placebo arm. The primary
endpoint is absolute change from baseline in MRI-PDFF at week 12. Patients that achieve over
30% reduction in MRI-PDFF are considered responders and will have the option for a paired
biopsy between weeks 22–24. Data on the primary endpoint will be released in Q1 2020, with
the liver biopsy read-out expected in Q2 2020. Akero acknowledged its press release from
Monday, which announced the expansion of the BALANCED trial to include a cohort of patients
with compensated cirrhosis (F4), Child-Pugh class A. The primary endpoint will be safety and
tolerability over 16 weeks. This will only have one treatment dose cohort due to restrictions on
drug supply, as AKR-001 is licensed from Amgen rather than synthesized in-house. There was no
detail on the start date for this cohort.
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During the Q&A session the Akero panel stressed that toxicology and drug supply were not rate
limiting factors in initiating a Phase IIb trial, as supply for a later trial will be available in Q4 2020,
as previously reported in the Q3 earnings report. A Phase IIb trial is anticipated for H1 2021. The
CEO ended the presentation by thanking investors for their support, having completed an
upsized IPO in June 2019, which raised $106m in aggregate gross proceeds. The Q3 earnings
update revealed that Akero has $148m in cash and cash equivalents, with $14m Q3 operating
expenses.
•

AMAG Pharmaceuticals (AMAG) is entering 2020 with the overhanging threat of its secondlargest revenue generator, Makena (preliminary 2019 sales of $120m–$123m), potentially facing
withdrawal from the US market after failing to show a reduction in the rate of preterm births
compared to placebo in the post-approval PROLONG confirmatory efficacy study. In October
2019, an FDA AdComm panel narrowly voted 9-7 to recommend withdrawing Makena from the
market, an eventuality AMAG wishes to avoid with the offer of further analyses to demonstrate
Makena’s efficacy. While we expect that Makena’s withdrawal is more likely than not, CEO
William Heiden did note that if the FDA does decide to request Makena’s withdrawal from the
market, AMAG could likely delay the withdrawal to 2021 by contesting the decision and
requesting a formal hearing to resolve the dispute. In addition to Makena’s uncertain future and
falling sales due to intramuscular supply issues and shaken physician confidence, Heiden has
recently announced his intention to step down from his role, triggering a search for his
replacement which is expected to be complete by the end of Q2 2020.
With these challenges facing the company, Heiden began his presentation by highlighting
AMAG’s achievements in 2019, including completing the acquisition of Perosphere and its
anticoagulation reversal agent ciraparantag, growing sales of Feraheme to $167m–$169m, FDA
approval of Vyleesi for hypoactive sexual desire disorder, and advancement of AMAG-423 into a
Phase IIb/IIIa trial for severe pre-eclampsia.
Heiden also reiterated AMAG’s recently announced plans to divest or out-license its female
sexual health products, Vyleesi and Intrarosa, in order to allow the company to prioritize its
resources to the development of its pipeline assets ciraparantag and AMAG-423. Heiden noted
that AMAG had already received interest from potential buyers/licensees and would seek to
finalize a transaction in Q2 2020. As part of any deal, AMAG would aim to transfer the existing
commercial support teams for Intrarosa and Vyleesi to the partner company to fulfill AMAG’s
plans to cut its operating expenses by $100m compared to 2019 and return the company to a
positive adjusted EBITDA of $20m–$50m in 2020.
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The presentation then turned to AMAG’s strategy for its three future growth drivers, Feraheme,
ciraparantag, and AMAG-423. Heiden noted that Feraheme achieved 24% revenue growth yearon-year and will act as the cash cow for AMAG’s pipeline activities. During the Q&A session, he
pointed to the company’s sales reps’ efforts to drive uptake of IV iron in OB/GYN and
gastroenterology (IBD) settings as key drivers of Feraheme’s growth, and noted that a small
percentage of AMAG’s R&D budget would be devoted to investigating Feraheme in other
unspecified indications to open up future growth avenues. While Feraheme faces potential
competition from Sandoz generics in July 2021 or July 2022, AMAG remains confident that
physician concerns over whether demonstrating bioequivalence is sufficient to prove noninferior efficacy and safety when dealing with complicated nanomolecules should provide some
protection from generic threats.
The remainder of the presentation focused on AMAG’s development plans for ciraparantag and
AMAG-423. The company believes that ciraparantag could address an unmet need as a fixeddose reversal agent suitable for all factor Xa inhibitors with sustained action over 24 hours and is
seeking partners for ex-US development and commercialization. AMAG is expecting Perosphere
to submit an IDE application to the FDA in the near future for its automated coagulometer, and
once approved, the company intends to initiate a Phase IIb trial in healthy volunteers to validate
the coagulometer before initiating Phase III studies for ciraparantag in 2021. Within the severe
pre-eclampsia setting, AMAG is currently enrolling patients in a Phase IIb/III study which will
evaluate AMAG-423 versus placebo on its ability to reduce the composite endpoint of severe
intraventricular hemorrhage, necrotizing enterocolitis, and death. The company declined to
provide any guidance on enrollment duration, but reiterated its confidence in the asset based
on positive data from the Phase II DEEP study and the use of a higher dose and extended
treatment duration (four days rather than two days) in the ongoing Phase IIb/III study.
•

In a very succinct presentation, Amneal (AMRX) co-CEO Chirag Patel, a title shared with cofounder Chintu Patel, outlined a rebuilding strategy implemented by the brothers upon their
recent return after about a year's break from the role. The revitalization plan has included
shifting development of the traditional oral generics business towards more complex products,
growing the specialty franchise, and improving business efficiencies. To the first point, the
presentation depicted ANDAs submitted by Amneal, with over half representing solid dosage
formulations, while solid dose products in the pipeline represent less than a third of those in
development. Overall, the company saw 38 product launches in the past year and submitted 14
ANDAs, which management said would increase in the coming year. In the area of biosimilars,
the company is not focused on R&D, but rather building regulatory and commercial expertise.
There are currently three biosimilars in the pipeline for Avastin, Neupogen, and Neulasta, with
the latter forecasts starting in 2020 and 2021, respectively. Part of the reinvigorating process
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included strengthening forecast accuracies, with management stating that they would be much
more conservative with their predictions going forward. Part of the biosimilars strategy is to file
with reduced or no Phase III trials to save time and cost. Amneal's specialty business includes
products in neurology and endocrinology, and the executive noted that the company would be
interested in smaller companies, with one or two products in an area like movement disorders
where they could leverage existing infrastructure, to augment growth through M&A.
Complementing Amneal's Rytary, a focus within the specialty business was on IPX203, likewise
designed to manage symptoms of Parkinson's disease, which has Phase III results expected by
the end of 2021. Also in the area of movement disorders, Amneal established a partnership with
Kashiv Biosciences, in-licensing myasthenia gravis candidate K127. Recently, Amneal announced
a deal to acquire a majority interest in AvKARE, a US manufacturer and generics supplier that
serves US federal agencies such as the Department of Defense and Department of Veterans
Affairs. Although AvKARE will independently manage this business, Amneal seeks enhanced
access to the federal healthcare market through the deal.
•

AnaptysBio’s (ANAB) CEO Hamza Suria opened the session with a review of the company’s
historical excellence in terms of advancing a first-in-class inflammation or immuno-oncology
program to Investigational New Drug (IND) filing every year. Given the dostarlimab Biologics
License Application (BLA) filing and expected US approval in 2020, the company expects to
approach ~$100m following approval royalties and additional partnership revenue with respect
to the collaboration with GlaxoSmithKline. The company is in a good financial position given its
current cash and partnerships ($444m), which is expected to support it into 2023, with an
excepted net burn of ~$60m in 2020.
Suria then focused on reviewing the wholly owned and partnered product pipeline. Beginning
first with the AnaptysBio proprietary antibodies, he informed that the company has ceased
development of etokimab for the treatment of atopic dermatitis, given the Phase II ATLAS data
announced in November 2019, which had failed to meet its primary endpoint. The etokimab
development has been halted, with the initiation of the Phase IIb study on hold until the Phase II
ECLIPSE data for chronic rhinosinusitis are released later this year. Based on release of the Phase
II ANB019 study treating generalized pustular psoriasis, the company sought to enhance trial
enrollment by increasing clinical sites and removing the washout period requirement for
enrollment. Suria then introduced AnaptysBio’s proprietary checkpoint receptor antibodies,
ANB030 and ANB032, indicated to treat human inflammatory disorders. ANB030 is currently
underway to initiating a Phase I trial following the filing of its IND last quarter. The company also
plans to file an IND for ANB032 in the second half of 2020.
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•

AngioDynamics’ (ANGO) presentation predominantly covered three of their medical devices, all
of which were conceived through M&A or internal R&D. First, they acquired Eximo Medical and
its proprietary 355nm laser atherectomy technology back in October 2019 – they have now
named this technology ‘Auryon’. As management discussed, this is not the first laser
atherectomy technology on the market, however utilizing this specific wavelength in
combination with a short pulse (10–25s) distinguishes the device from any other lasers on the
market, permitting reported treatment of any lesions, including calcified ones. Other alleged
factors making Auryon unique include its small size, reduced initiation time, and increased
safety to vessel walls.
As mentioned in the Q&A session, management reported that AngioDynamics spends 10% of
total funds available on R&D, and one such product to rise through internal efforts is its
AngioVac device, which the company launched in its third generation at the end of 2019.
Management suggest this embolic aspiration system is unparalleled through its ability to treat
severe vein occlusion, with an accompanying profusion system to minimize blood loss and
vascular damage. Management expect the fourth generation of this technology to be released in
2021. The final product discussed was NanoKnife, a non-thermal based device aimed at
destroying cancerous cells. As management claim, the use of heat in rival technologies causes
much wider non-specific damage in patients, whereas the electrical pulses leveraged by
NanoKnife precisely target the destruction of cancerous cells, while conserving an
unprecedented amount of critical structures. AngioDynamics plans to address unmet needs in
several large oncology markets with NanoKnife, notably pancreatic cancer, which has a
particularly high unmet need, and the company plans to initiate its DIRECT trial investigating this
device in pancreatic cancer patients, with patient enrollment initiation expected for May 2020.

•

During the last session of the day, Dr Norbert Riedel, CEO of Aptinyx (APTX), presented key
development initiatives in 2020. Without any branded products in its portfolio, Aptinyx currently
has three pipeline candidates (NYX-2925, NYX-458, and NYX-783) which are being developed
across seven indications. Early in 2019, NYX-2925 failed to significantly improve daily average
pain levels in a Phase II trial that enrolled 300 patients with painful diabetic peripheral
neuropathy (DPN). Nevertheless, Aptinyx initiated a second Phase II trial (2008) which is on track
for a topline data release in Q4 2020 or Q1 2021. Without mentioning the failed primary
endpoint from last year, Dr Riedel instead elaborated on NYX-2925’s performance in DPN,
showing promising data in patient subgroups. Presented data demonstrated clinically
meaningful changes in average daily pain scores in a patient population with advanced DPN who
were not on concomitant analgesic medications. Results also indicated that at four weeks,
reductions in pain did not plateau and continued to separate from placebo, indicating a
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cumulative effect over time or that a plateau had not yet been reached. To maximize success,
the 2008 study is aptly enrolling advanced DPN patients with no concomitant medications and
will run over the course of 12 weeks. After NYX-2925 successfully met all primary endpoints in a
Phase II pilot study in fibromyalgia last year, the company initiated a larger Phase II trial (2005)
aiming to enroll 300 patients. Topline results for the Phase II 2005 study are expected in the first
half of 2021. Fibromyalgia represents a large market opportunity for Aptinyx since it is the
second most common rheumatic disorder behind osteoarthritis, affecting as many as 15 million
people in the US. The market represents an area of high unmet need as current therapies do not
adequately manage this disease.
Dr Riedel gave further updates on NYX-783, which is in Phase II development for post-traumatic
stress disorder. Topline data readouts are expected for NYX-783 in the second half of 2020 and
will inform company management as to the next steps forward. Phase II initiation of NYX-458 to
treat cognitive impairment associated with Parkinson’s disease occurred in December 2019, and
topline results are expected in the second half of 2021. At the end of last year, Aptinyx had
around $99m in cash and cash equivalents, not including gross proceeds of $35m from an equity
offering that was completed on 10 January 2020. Dr Riedel indicated that the company decided
on this extra measure to ensure that its corporate financing would be stable through the
readouts of the four clinical trials and into 2022.
•

Axcella Health’s (AXLA) presentation focused on its integrated and multifactorial approach
using endogenous metabolic modulators to treat metabolic diseases, including overt hepatic
encephalopathy and adult and pediatric NASH. Axcella’s CEO Bill Hinshaw began the
presentation with a brief explanation on the company's accelerated path to clinically relevant
insights. As Axcella acquires safety and tolerability data on its products early on, it can skip the
standard early-development phase route, which generally takes five years, and move straight to
a non-IND trial in human subjects in under 1.5 years and at a significantly cheaper cost. Once
human data are obtained, they are only required to conduct a Phase IIb/III trial, rather than the
standard three-step trial process.
The presenter highlighted the potential for AXA1665 in overt hepatic encephalopathy, which
entails cirrhosis and complications. This area represents a large market size ($2bn in the US) as
treatments are currently limited in a potentially large patient population. Previous trial results
for AXA1165 demonstrated its ability to improve all three domains of the disease: ammonia
handling, amino acid imbalance, and muscle wasting. There is an ongoing clinical trial with two
dose cohorts and a placebo group, enrolling 60 patients; topline data readout is expected in
mid-2020. A registrational trial with this therapy is expected to initiate in H2 2020.
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Axcella drew focus to AXA1125 and AXA1957, which are being investigated in NASH. Despite the
highly competitive pipeline for NASH, Axcella is using an integrated approach to differentiate
from competitors. Each product is designed to target multiple metabolic pathways, including
inflammation, fibrosis, and metabolism. The AXA1125-002 trial provided insightful results, with
positive impacts on all pathways. Interim data from the ongoing trial AXA1125-003 showed
consistent results to the 002 trial with clinically relevant responses. This trial is expecting topline
data in mid-2020. The presentation ended with a brief discussion on the pediatric NASH trial,
which has a data readout expected in H2 2020.
•

Jon Stonehouse, President and CEO of BioCryst Pharmaceuticals (BCRX), highlighted major
upcoming milestones regarding its berotralstat program in hereditary angioedema (HAE). With a
recent New Drug Application (NDA) submission to the US Food and Drug Administration in
December 2019, the company’s priority is to get berotralstat approved in major global markets.
BioCryst reported that a J-NDA filing is planned for berotralstat in the first quarter of 2020. The
approval in Japan is expected approximately six months after the submission thanks to the
Sakigake designation that was granted in 2015. Simultaneously, a Marketing Authorization
Application to the European Medicines Agency is also on track to be submitted in the first
quarter of 2020, with approval anticipated next year. The company also announced that the
Phase III APeX-J study met its primary endpoint (p=0.003) for the prevention of HAE attacks, and
berotralstat was safe and generally well-tolerated. With the addition of $100m capital brought
in from the fourth quarter of 2019, BioCryst is geared to fully invest in the launch of berotralstat
and fund the proof-of-concept in its paroxysmal nocturnal hemoglobinuria program.

•

CEO and President of Cara Therapeutics (CARA), Derek Chalmers, provided a broad company
overview and then focused in on the company's pruritus program. Cara has both an oral and
injectable version of Korsuva in development for the treatment of pruritus. The company
provided timeline updates on clinical milestones for Korsuva in 2020. Topline data for the Phase
III KALM-2 study are expected in the second quarter of 2020, along with an NDA submission in
the second half of the year. The company is also preparing for an End-of-Phase II meeting with
the FDA in regards to the oral version of Korsuva, in order to begin the Phase III oral Korsuva
trial, which Cara is aiming to initiate in the second half of 2020.

•

As expected, a large portion of Clovis Oncology’s (CLVS) presentation focused on the
development of lead asset, Rubraca. CEO Patrick Mahaffy opened with estimated global sales
for Rubraca, totaling approximately $39m in Q4 2019 and $143m over the full year; still lagging
behind competing PARP inhibitors Zejula and Lynparza. Reimbursement and drug launch are
ongoing processes, with reimbursement only recently granted in the UK in November of last
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year and Italian reimbursement granted in December. Meanwhile, reimbursement in France and
Spain is slated for February, and German reimbursement is likely to occur later in Q1 due to
concerns over the limited German participation in the ARIEL ovarian cancer development
program. Potential launch for Rubraca in the lucrative prostate cancer indication is still
predicted to occur in mid-2020, giving Rubraca a chance at first-in-class status. The sNDA was
submitted in November 2019 based on TRITON2 data reported at ESMO, supplemented with
additional patient data.
Other Rubraca development updates included the LODESTAR tumor agnostic clinical trial and
the clinical collaboration with Bristol-Myers Squibb’s Opdivo in various indications. The
LODESTAR study is testing Rubraca as a monotherapy in solid tumors associated with HRR
mutations including BRCA1, BRCA2, PALB2, RAD51C, RAD51D with additional exploratory
cohorts in BRIP1, BARD1, FANCA, NBN, RAD51, and RAD51B mutants. LODESTAR is designed to
potentially support either mutation-specific registration or an agnostic registration, with a sNDA
filing possible as early as 2021. Clovis and Bristol-Myers Squibb are testing the Rubraca and
Opdivo combination in the Phase III ATHENA trial as a maintenance therapy in advanced ovarian
cancer patients. Additionally, two Phase II, Bristol-Myers Squibb-sponsored trials, CheckMate
9KD and FRACTION-GC, are testing the combination in metastatic castration-resistant prostate
cancer and gastric cancer, respectively. Clovis’ early-phase assets were also highlighted. An
early-phase combination study for Clovis’ VEGF1-3 inhibitor lucitanib and Opdivo for
gynecological, lung, and other solid cancers is enrolling. The Phase Ib/II SEASTAR study testing
lucitanib and Rubraca in combination for ovarian cancer is also under way. Patrick Mahaffy
noted that their development pathway for lucitanib is likely to include an eventual partner.
Finally, updates for preclinical FAP-targeted radiopharmaceutical, FAP-2286, which Clovis
acquired from 3B Pharmaceuticals in September 2019, were highlighted. Mahaffy noted that
compassionate use data for FAP-2286 in 10 German patients displayed comparable imaging
results to current standards, as well as encouraging tumor accumulation and retention, all while
demonstrating no significant adverse events. Clovis plans to submit an IND in H2 2020 with
expansion cohorts planned for multiple tumor types.
•

Coherus (CHRS) chairman and CEO Denny Lanfear illustrated the company’s biosimilar-centric
strategy during the JPM conference. Despite relatively few biosimilars in the US compared to the
European market, Coherus has carved out a successful niche with their breakthrough Neulasta
biosimilar, branded Udenyca. Indeed, the company's novel pharmaceutical-style launch strategy
paid off as, one year later, the company presentation shows that it was the most successful US
biosimilar launch to date, gaining 20% of the US pegfilgrastim market, despite launching the
biosimilar six months after Mylan's. The CEO outlined core elements to their strategy and value
proposition that included Coherus' patient access and reimbursement support service, deemed
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Coherus Complete, a service which is commonly offered by biologics companies but not offered
by biosimilar competitor Mylan. Additionally, the presentation highlighted Udenyca's 33%
discount to innovator Neulasta's wholesale acquisition cost, stating a "disciplined" discount to
the originator's average selling price (based on actual sales transactions reported by
wholesalers, including rebates).
During the breakout session, management was asked about the threat of an upcoming Sandoz
biosimilar competitor, to which Lanfear replied that Amgen still has over 70% of the market and
he does not expect Sandoz to greatly undercut their price. Regardless, Coherus still sees
potential growth opportunity for Udenyca in clinics, 340B hospitals, and non-340B hospitals. In
lieu of running the traditional efficacy study to gain approval for their biosimilar Neulasta,
Coherus ran an immunogenicity study, along with studies evaluating pharmacokinetics and
pharmacodynamics, in healthy volunteers. Likewise, Coherus plans another somewhat nontraditional approach to gaining approval of their biosimilar Avastin, with US commercial rights
in-licensed from Innovent. A Chinese Phase III efficacy study has already been completed, and
Coherus plans to conduct a bridging study to gain US approval. With an infrastructure in
oncology and expertise in navigating the US biosimilars regulatory landscape, Coherus may be
open to similar deals to complement their current portfolio of oncology, ophthalmology, and
immunology franchises. In November 2019, the company made such a partnership with Bioeq,
in-licensing US rights to a Lucentis biosimilar. With an anticipated launch in 2021, the company
expects minimal competition as the molecule is difficult to reproduce (it is a Fab fragment
expressed in Escherichia coli). Coherus also expects to launch an Eylea biosimilar in 2025, with
Phase III to start next year. In immunology, Coherus plans to launch a Humira biosimilar in 2023,
as do several competitors.
•

Constellation Pharmaceuticals (CNST) CEO Jigar Raythatha provided a detailed overview of the
company’s epigenetic approach, highlighting key readouts for 2019, mostly focusing on lead
compound CPI-0610, a BET inhibitor, to treat the blood cancer myelofibrosis (MF). CPI-0610 is
expected to become a new standard of care in first-line MF and provide improved quality of life
in second-line MF. An update of the MANIFEST Phase II trial of CPI-0610 is expected in mid2020. Preliminary clinical activity observed disease-modifying activity in MF (Phase II) and
lymphoma (Phase I). A study of CPI-0610 in combination with ruxolitinib was recently expanded
to 101 patients, and a second cohort as a second-line monotherapy and a combination therapy
with ruxolitinib was also increased to up to 60 patients. Constellation plans to initiate a Phase III
trial in first-line MF in mid-2020, with a program update by year-end. In addition, the company’s
EZH2 programs were reviewed. For CPI-1205 (a first-generation EZH2 inhibitor) in metastatic
castration-resistant prostate cancer (mCRPC), an update on the ProSTAR Phase Ib/II study
(Phase Ib in advanced mCRPC and Phase II in second-line mCRPC) is expected in mid-2020. The
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company also expanded its pipeline with the entry into the clinic of CPI-0209, a more potent,
second-generation, once-daily EZH2 inhibitor in solid tumors. A Phase I/II trial design was
presented, with a Phase I dose escalation as a monotherapy for relapsed solid tumors and Phase
II expansion at RP2D for biomarker-defined solid tumor populations; a program update and
initiation of Phase II is expected in H2 2020. Overall, 2019 was a year of data readouts and
raising approximately $307m in capital (through an October private placement and a public
offering in December) that will support the upcoming Phase III trial for CPI-0610, the other
clinical programs, the advancement of preclinical pipelines in solid tumors and hematologic
malignancies, and the building of commercial infrastructure, to enable Constellation to become
a fully integrated company.
•

The Cyclerion (CYCN) presentation focused on the company’s three core priorities for 2020:
diabetic nephropathy (DN) praliciguat partnering, sickle cell disease (SCD) olinciguat Phase II
completion, and CNS IW-6463 advancement. Beginning with praliciguat, Cyclerion CEO Dr Peter
Hecht summarized promising findings from the Phase II trial in DN patients, which demonstrated
significant and sustained UACR reductions on top of standard of care over 12 weeks of
treatment. Praliciguat is a once-a-day therapy, with minimal renal clearance and no dose
titration requirements. Cyclerion is currently looking to out-license the therapy to further
advance the program. Next, the presenter discussed the potential for the SCD therapy
olinciguat, which is expecting Phase II results in mid-2020. The CEO emphasized the possible
benefits of olinciguat in all four clinical domains, rather than just targeting one alike to the two
recently approved therapies for SCD. The four domains include: daily symptom improvement,
reduction of painful crises (VOC), reduction in anemia, and preservation of organ function. As
discussed in the Q&A session, current marketed therapies for SCD focus on either the VOC or
anemia aspects, while organ function and symptoms including chronic pain, fatigue, and
cognitive impairment remain overlooked, creating an unmet need.
Finally, Cyclerion highlighted its early-stage therapy IW-6463 for CNS indications. Phase I data
from 110 healthy volunteers indicated that IW-6463 was well tolerated at all dose levels, with
evidence of target engagement and CNS exposure. The presenter explained that this potential
first-in-class therapy must be cautiously investigated in order to understand the impact of nitric
oxide on brain health. In January 2020 a translational pharmacology study was initiated in
elderly patients with reduced vascular flow, to gain insight into the impact of IWS-6463 on CNS
blood flow. Cyclerion also plans to initiate additional smaller studies in neurodegenerative
disorders to further investigate the pharmacology of the molecule. Dr Hecht closed the call with
some details on the company’s financial position. Despite being a start-up company, Cyclerion
has a strong start to the year, with $102m in cash to support priorities into Q2 2021.
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•

Eagle Pharmaceuticals (EGRX) is focused on getting its lead drug Ryanodex (dantrolene sodium)
approved for its second indication of exertional heat stroke, which was recently refiled for
approval in January 2020. Eagle is also focused on maximizing the value of Ryanodex, partnering
with NorthShore HealthSystem to research TBI/concussion treatment, partnering with UPenn
for Alzheimer's disease, partnering with the US Army Medical Research Institute of Chemical
Defense (USAMRICD) for nerve agent exposure, and beginning to research the potential of
Ryanodex for acute radiation syndrome. Eagle is also developing its next-gen ryanodine
antagonist, EA-111, with an intramuscular formulation to allow easier and more rapid
administration. Eagle is also developing EA-114, its fulvestrant candidate, for breast cancer, and
SM-88 which is currently in pivotal trials for pancreatic cancer and is expected to have trial data
released in 2021. Lastly, Eagle expects to receive final approval of Pemfexy for NSCLC in Q1 2020
and will launch in Q1 2022.

•

President and CEO Paul Campanelli provided updates to investors on the growth of Endo
International (ENDP) and its growth-driving products. He highlighted the potential success for
their drug candidate CCH, which received BLA acceptance in November 2019. The company is
anticipating the approval of CCH and organizing the sales and marketing team to prepare for the
launch of CCH in the fourth quarter of 2020. The company has 25 conferences set up for this
year, and 10 advisory boards, and will also focus on physician training. The company
experienced strong market expansion with 22% growth from Xiaflex in Q3 2019, and expects
room for additional growth in other diseases.

•

John Onopchenko, the Chief Executive Officer of Endologix (ELGX), highlighted major upcoming
milestones regarding its pipeline in aortic aneurysm. The company is anticipating an approval
decision from the FDA for its Ovation Alto Abdominal Stent Graft System in early 2020. The
global approval decisions for Alto are also expected within the next two years for Europe, Japan,
Latin America, and China. The company’s Nellix EndoVascular Aneurysm Sealing System is also
making strides as the EVAS2 IDE trial is on track to complete enrollment in early 2020 and the
ChEVAS IDE study in complex aneurysm is expected to start around mid-year. A PMA submission
is planned in the third quarter of 2020, with an estimated approval decision happening in 2021.
A potential US launch for Nellix is expected in 2022, along with a simultaneous product relaunch
in Europe. Endologix completed US and EU restructuring and returned to financial growth after
11 quarters of decline. The company reported that it reduced cash burn from $12m to $5m a
quarter by year-end 2019, and is on the path to being operating cash flow positive by 2021.

•

Esperion (ESPR) is on the cusp of its first drug launches, with PDUFAs for cholesterol-lowering
bempedoic acid and its fixed-dose combination (FDC) with ezetimibe expected 21 February and
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26 February 2020, respectively. CEO Tim Mayleben noted that this would be the first new oral
non-statin cholesterol-lowering drug in almost two decades. Mayleben reviewed their market
estimates that 9.6 million patients in the US who need treatment are not on statins, with
another 8.7 million who remain above goal with statins. While we should note that the drugs
have somewhat modest efficacy, except for the FDC in patients not on statins, Mayleben said
they have talked to over 2,000 physicians in the US over the last year and a half, and nearly 70%
are likely to consider use of the drug. He emphasized the importance of a once-daily oral drug.
He said they will be pricing the drugs in the range of LDL-C-lowering therapies some years ago –
Vytorin, Zetia, and Crestor – prior to coming off patent ($10–$12/day wholesale acquisition
cost). They have had encouraging feedback from payers, and within weeks of launch expect to
have 40–50% commercial coverage and 20–25% of Medicare Part D, with commercial coverage
growing to 70–75% by year end. They feel about 300 sales reps is ideal for an efficient initial
launch, which would cover 40% of total LDL-C prescriptions (about 35,500 physicians as the
company has said in the past), and are targeting specialists – cardiologists, lipidologists, and
endocrinologists – and high-prescribing primary care. Mayleben emphasized it was not a broad
primary care launch but a specialist-focused launch, though officials have also said in the past,
given the sheer number of primary care prescribers, they need to have some primary care focus
on high prescribers. He noted this number of reps for launch was comparable to some other
drugs in the space, including Entresto, Xarelto, and Advicor, with additional reps being added as
needed. However, in the past, they have also acknowledged that PCSK9 inhibitors had about 500
sales reps at launch. They hope to have at least 1.8 million patients on the drugs at peak in the
US. In Europe, where they licensed the drug to Daiichi Sankyo, a CHMP decision is expected Q1
2020 and an EC decision Q2 2020. They will receive a $150m milestone payment from Daiichi
upon first commercial sales. For RoW, they are targeting April for an agreement.
•

Five Prime Therapeutics (FPT) provided an overview of five assets, including their three wholly
owned clinical assets – bemarituzumab, FP1555, and FP150 – as well as their partnered assets
with Bristol-Myers Squibb – cabiralizumab and BMS-986258. Bemarituzumab (bema) is a first-inclass antibody specific for FGFR2b, a splice variant of FGFR associated with less toxicity,
expressed on tumor cells. Bema inhibits the interaction between FGFR2b and its growth factor
and also targets tumor cells for death by ADCC. FGFR2 overexpression is seen in about 10% of
gastric cancer patients and is associated with a very poor prognosis. Early Phase I data showed
that bema in late gastric cancer achieved a response rate of 18% compared to 2–4% in other
recently approved drugs in the space. The main advantage of this drug is that due to the splice
variation, it is not associated with toxicity like FGFR2 inhibitors and thus can be combined with
chemotherapy for an improved response. The drug has now moved into a Phase III trial (FIGHT)
where patients are being compared between a placebo group receiving chemotherapy alone
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(FOLFOX6) versus FOLFOX and bema in combination. So far 150 patients have been enrolled, of
which 30% have been shown to overexpress FGFR2b.
The second asset covered in the presentation was FPA150, a first-in-class antibody that inhibits
the activity of B7-H4, a checkpoint inhibitor that works in a complementary mechanism to PDL1. B7-H4 is expressed in multiple solid tumors, with over 50% of patients demonstrating
moderate–high expression in breast, ovarian, and endometrial cancers, yet these are not well
served by current checkpoint inhibitors. FPA150 has now been evaluated in Phase Ia trials for
safety and dosing, and in Phase Ib the efficacy will be tested. The Phase Ib trial is enrolling
patients with breast, ovarian, and endometrial cancers with B7-H4 overexpression, and data are
expected to follow in mid-2020.
The final asset discussed by Five Prime Therapeutics was FPT-155, a first-in-class CD80-Fc fusion
protein that inhibits the activity of the CTLA-4 checkpoint inhibitor protein and activates the
CD28 receptor to stimulate T cells. The reactivation of the T cells provides an immune-protective
effect against cancers. The results from preclinical tests were reiterated, which indicated that
the drug was highly efficacious. With testing of the dosing now complete, the Phase I study will
progress onwards, but the study will not be completed until late 2020.
Five Prime Therapeutics has a number of assets partnered to Bristol-Myers Squibb, including
two clinical candidates and three preclinical candidates. The two clinical candidates discussed
included cabiralizumab (cabira) and BMS-986258. Cabira is an antibody that blocks the colony
stimulating factor 1 receptor (CSF1-R) present on tumor activated macrophages (TAMs). Binding
of cabira to CSF1-R leads to depletion of TAMs. Similar to PD-L1 on tumor cells but using a
different mechanism, TAMs can inhibit cytotoxic T-cells, and high TAM levels are associated with
poor prognosis in pancreatic and other cancers. In March 2018, BMS initiated an open label
Phase II study of cabira administered in combination with Opdivo with and without
chemotherapy in patients with second-line pancreatic cancer. The enrollment of patients was
completed at the end of Q4 2019, with topline results being presented late 2020. Lastly, the
anti-TIM3 antibody was discussed, another checkpoint inhibitor being tested in collaboration
with Opdivo. The drug has now progressed to Phase I/II trials and data are expected late in
2020.
The company appears to be financially healthy, with a cash total of $158m. The company’s cash
burn in 2019 was predicted at $77m–$82m, which is $40m less than in 2018, largely due to a
strategic restructuring that saw the company reduce its investment into early discovery. The
current expected cash burn for the following year is the same and therefore current funds
should allow the company to continue until 2022. A strong partnership with BMS, promising
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results from pipeline candidates, and greater investment will be key in moving clinical
candidates into approval and to further progression in marketed products.
•

G1 Therapeutics’ (GTHX) main focus was the New Drug Application of their first-in-class
myelopreservation therapy trilaciclib for the treatment of small cell lung cancer (SCLC). G1
Therapeutics initiated the rolling submission in Q4 2019, and plan to file in Q2 2020. CEO Mark
Velleca elaborated on the clinical benefits of trilaciclib in preserving bone marrow and immune
system function, improving overall survival and reducing G-CSF and ESA administration
(demonstrating potential cost savings and reductions in toxicity), which in turn led to trilaciclib
receiving breakthrough therapy designation in SCLC from the FDA. G1 Therapeutics also plan to
submit a Marketing Authorization Application in ex-US regions in H2 2020, with plans to partner
with another company for the ex-US commercialization of trilaciclib. In addition, Velleca
expanded on the development of trilaciclib in additional indications, including triple-negative
breast cancer and colorectal cancer. G1 Therapeutics plan to provide a data update for the
treatment of trilaciclib in metastatic triple-negative breast cancer in H2 2020, and to initiate a
Phase III trial of trilaciclib in colorectal cancer in Q4 2020. G1 Therapeutics is excited about their
newly announced collaboration with Quantum Leap Healthcare, which will evaluate trilaciclib in
the ongoing I-SPY 2 trial for the treatment of locally advanced breast cancer. G1 Therapeutics
also provided a brief update on 2020 plans for rintodestrant, their oral selective estrogen
receptor degrader for ER+, HER- breast cancer. They are aiming to enroll 100 patients in their
Phase II expansion study of rintodestrant in combination with palbociclib by the end of 2020,
and expect a data readout in H2 2020. Moreover, their CDK4/6 inhibitor lerociclib will have a
data readout in H2 2020 for the 150mg and 200mg dose cohorts in ER+, HER2- breast cancer.

•

Gritstone Oncology’s (GRTS) CEO, Andrew Allen, gave an inspiring speech about how their
refined, targeted immunotherapy approach would revolutionize the field of immuno-oncology.
With the advent of immunotherapy drugs such as checkpoint inhibitors, the current interest in
the field is to capitalize on the anti-tumor capabilities of the immune system. While there are a
number of checkpoint inhibitors being developed, these are not effective in all types of tumors,
highlighted by Keytruda’s recent failure in small cell lung cancer. The aim of Gritstone Oncology
is to “develop new approaches to drive potent, tumor-specific immune responses that provide
therapeutic benefit to a large number of patients.” The focus for Gritstone Oncology is the
identification of neoantigens that have a high probability to be driving a patient’s tumor.
The company’s approach is split into two arms: Granite and Slate. The Granite program aims to
generate patient-specific neoantigen immunotherapies. The process starts with a clinical biopsy
of the tumor, which is followed by sequencing of tumor samples to identify highly specific
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neoantigens. While tumors have hundreds of mutations, some being drivers whereas others are
simply passenger mutations, the company uses a proprietary artificial intelligence, EDGE, to
identify the highest probability mutations that are relevant. EDGE has been reported to have
shown a nine-fold improvement in the accuracy for predicting tumor-presented peptides
compared to other approaches. On this basis the selection of neoantigens is expected to have a
higher likelihood of being relevant to treatment. So far in Phase I studies, there was a favorable
safety profile after the intravenous injection of neoantigens in six participants in combination
with PD-1 inhibitor. In terms of efficacy, the first patient treated with gastric cancer had a
stabilized disease for six months, and the second patient showed a complete response with no
tumor relapse after eight months. In the third patient with lung cancer treated with PD-L1, the
patient showed disease stabilization for 16 weeks. Further study is needed to see whether this
approach consistently improves the prognosis of patients and is applicable to many different
cancers. With the Phase I safety and dosing now completed, GRANITE Phase II will begin in the
second half of 2020. The aim will be to achieve recurrence-free survival in cancers likely to be
associated with accelerated approval, including non-small cell lung and gastric cancers.
The company’s second program, Slate, involves the use of off-the-shelf (pre-existing)
neoantigens that are common driving mutations across patients. Shared neoantigens should
mean that patients displaying the neoantigen should respond to the therapy. One of the key
driver mutations currently being investigated includes KRAS mutations which are present in 10–
25% of the four most common cancers. Thus, this neoantigen is particularly interesting to target
since the therapy should be applicable to a range of cancers. Phase I trials determined dosing
and confirmed the safety and immunogenicity of the treatment. The treatment of a single
patient with lung cancer demonstrated that the treatment could induce a stable tumor
shrinkage of 20%. The company is moving the therapy into Phase II trials and expects to begin
trials in 2020.
•

Idera Pharmaceuticals (IDRA) CEO Vin Milano presented his company as a one-drug company,
and that drug is tilsotolimod (tilso for short). Tilso is an agonist of toll-like receptor 9 (TLR9), a
receptor that preferentially binds DNA present in bacteria and viruses and triggers signaling
cascades that lead to a pro-inflammatory cytokine response. Based on Idera's proprietary
oligonucleotide technology, tilso is injected intratumorally, where it induces endogenous
interferon-alpha along with other immune response factors. The resulting primed T-cells then
migrate from the injected tumor to more distant tumor sites.
Tilso is currently being evaluated in ILLUMINATE-301, a pivotal Phase III trial that will compare
tilso + Yervoy to Yervoy alone in anti-PD-1 refractory melanoma. The trial is expected to enroll
454 patients and is currently at 94% of target enrollment. Enrollment is expected to complete in
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Q1 2020, with topline data expected in late Q4 2020 or Q1 2021. A Phase II trial, ILLUMINATE204, in a similar patient population, reported an ORR (CR+PR) of 24% and a disease control rate
(CR+PR+SD) of 71% in 49 patients. Median survival has not yet been reached. The response rates
compare favorably to historical data for Yervoy monotherapy given to anti-PD-1 refractory
patients. That historical data consists of ORRs that range from 4–16% and disease control rates
that vary from 17–45% depending on the study. Finally, translational data has shown rapid
induction of interferon-alpha (within 24 hours). Final analysis of ILLUMINATE-204, including OS
data, is expected in Q2 2020.
Tilso is also being evaluated in new indications. ILLUMINATE-206 is a Phase II trial evaluating
tilso in combination with Yervoy and Opdivo for patients with solid tumors. The initial cohort
enrolled 10 patients with microsatellite-stable colorectal cancer (MSS-CRC), with data expected
in Q2 2020. If the tilso combination is active in a cold tumor like MSS-CRC then it opens the door
to development for other cold tumors where checkpoint inhibitors are not active.
Idera has also entered into a research collaboration with AbbVie to test tilso in combination
with an OX40 agonist (ABBV-368) with and without chemotherapy (Abraxane) in patients with
recurrent or metastatic head and neck squamous cell carcinoma. A quadruplet combination that
also includes a PD-1 inhibitor (ABBV-181) will also be evaluated in this indication. Vin Milano
concluded by saying that the company recently completed private placement for up to $97.7,
with $10.1m received at closing. The company now has a cash runway into Q1 2021.
•

Immunogen (IMGN) CEO Mark Enyedy focused his presentation on the potential approval and
expansion of their lead asset, mirvetuximab soravtansine, advancing their budding pipeline of
early-phase assets, as well as exploring partnership capabilities. Following the news in
December that the single-arm SORAYA trial could potentially support accelerated approval for
mirvetuximab soravtansine in platinum-resistant ovarian cancer, the company is optimistic that
their restructured portfolio will speed mirvetuximab to market in bevacizumab-treated
platinum-resistant ovarian cancer patients. Pooled analyses from Phase I and the failed
FORWARD I study have shown mirvetuximab demonstrated an ORR of 31.4% and mDOR of 7.8
months in these patients, compared to historical ORRs of approximately 12%. The company
believes replicating these results in SORAYA could support accelerated approval. Importantly,
the SORAYA trial will have a more favorable statistical plan and better patient selection, and it
allows for prior PARPi use, a growing segment of ovarian cancer patients as those therapies
move further up the treatment paradigm. The Phase III MIRASOL confirmatory study is also
open, with enrollment ongoing. Further expansion of the mirvetuximab program includes the
FORWARD II study testing it in combination with bevacizumab or carboplatin in platinum-
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resistant and -sensitive patients, respectively. A platinum-agnostic cohort testing mirvetuximab
and bevacizumab is also enrolled.
IMGN632, a CD123-targeted ADC, was highlighted as well. The development pathway remains
dedicated to hematologic indications, beginning with blastic plasmacytoid dendritic cell
neoplasm (BPDCN) and MRD+ AML. Expansion data for these areas are anticipated at ASH 2020.
Other early-phase assets that were discussed include first-in-class ADAM9-directed ADC,
IMGC936, and next-generation anti-Frα ADC, IMGN151. An IND for IMGC936 is expected in H1
2020 and preclinical development for IMGC151 is anticipated to begin sometime during the
year, with more information on IMGN151 to be released at AACR. Finally, major near-term
catalysts include the opening of SORAYA in Q1, initiation of the platinum-sensitive cohort of
SORAYA in early 2020, and initial data from FORWARD II in mid-2020.
•

Infinity Pharmaceuticals (INFI) CEO Adelene Perkins kept the focus of this year’s presentation
on sole candidate IPI549, an oral selective PI3K-gamma inhibitor that targets myeloid-derived
suppressor cells (MDSCs) or macrophages and is in development for a number of solid tumors.
IPI549 is the only PI3K-gamma inhibitor in clinical trials right now, and is being studied in one
monotherapy and four combination therapy studies. Perkins pointed out that all five studies
(Phase I and Phase II) are reading out between now and 2021 and that all development is fully
funded through a $20m royalty sale agreement the company entered last week with its largest
shareholder, BVF. BVF paid Infinity $20m in non-dilutive funds for the royalty stream due Infinity
from PellePharm on future sales of the hedgehog pathway inhibitor patidegib. Perkins also
proudly noted that Infinity has raised less than $10m in the public equity market since the end
of 2012 in an effort to keep the company’s shares outstanding low and concentrate upside in
the current shareholder base. Studies with IPI549 include: 1) a completed Phase I monotherapy
trial; 2) the Phase II MARIO-275 trial with BMS, evaluating IPI549 with Opdivo in I/O-naïve
second-line urothelial cancer; 3) MARIO-3 with Genentech, with Tecentriq and Avastin (renal cell
carcinoma) and Tecentriq and Abraxane (triple-negative breast cancer); 4) a trial with Arcus
Biosciences with the chemotherapy Doxil and the dual adenosine receptor antagonist AB928 for
TNBC; and 5) MARIO-1, a dose-escalation and expansion monotherapy and combo with Opdivo.
In all cases, the companies are studying the ability of IPI549 to target immunosuppressive
macrophages. Via selective inhibition of PI3K-gamma, the candidate effectively reprograms protumor MDSCs to an anti-tumor function, relieving suppression of T cells and activating a robust
anti-tumor response. A total of 525 patients are being treated through all five studies; Infinity
retains 100% of global rights to IPI549.
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•

InflaRx NV (IFRX) CEO Niels Riedemann opened the presentation highlighting lead pipeline asset
IFX-1 – an anti-C5a monoclonal antibody for rare inflammatory skin condition hidradenitis
suppurativa (HS) – detailing the compound’s progress in several clinical trials in HS and
additional C5a-mediated autoimmune/inflammatory conditions, as well as its future potential in
other disease areas.
Complement factor C5a, known to drive neutrophil activation, is involved in several pathological
mechanisms in HS, a disease marked by three types of lesions: abscesses, inflamed nodules, and
draining fistulas. A Phase IIa 12-patient trial completed earlier this year demonstrated a HiSCR
response rate of 75% at week 8 and 83% at end of trial (HiSCR is defined as a ≥50% reduction in
inflammatory lesion count as a measure to evaluate outcomes in HD patients, and is the
standard used for approval of AbbVie’s Humira, the only approved biologic for this condition).
Although IFX-1 missed the primary HiSCR endpoint at week 16 in the open label extension (OLE)
portion of the Phase IIb SHINE study, the company still plans to advance it toward Phase III,
following discussions with the FDA, encouraged by some positive OLE data, including a HiSCR
response rate of 56% at week 40, demonstrating a significant reduction of all inflammatory
lesions over time without adverse effects.

•

CEO Sharon Mates began with a reminder of Intra-Cellular Therapies' (ITCI) beginnings in 2002
and moved to the company's leading drug candidate, Caplyta, which is now FDA-approved.
Importantly, the company's debt-free financial balance sheet appears healthy with ~$224m in
cash, cash equivalents, and investments. On 10 January 2020, Intra-Cellular completed a $295m
follow-on public offering. Moreover, Caplyta will be available in March 2020 in pharmacies
across the US. Intra-Cellular is aiming to hire ~240 sales representatives with ~70% of the force
wielding antipsychotic experience and >90% wielding psychiatry experience to support product
launch and reach ~23,000 providers (accounting for ~80% of branded schizophrenia
prescriptions). Payer discussions were initiated in Q4 2019 and launch supply manufacturing has
been completed with the wholesaler supply chain in place. The company's market research
suggests that ~90% of healthcare providers treating schizophrenia patients anticipate using
Caplyta in at least one line of therapy, and this choice is primarily driven by its efficacy,
tolerability, mechanism of action, and convenient administration. The product was lauded for its
placebo-like tolerability and the fact that it does not necessitate dose titration. In terms of
lifecycle management strategies, there are plans for Caplyta's label expansions to span bipolar
depression and behavioral disturbances associated with dementia, including Alzheimer's disease
and depressive disorders. 2020 will yield key catalysts regarding lumateperone's bipolar
depression program. Topline results from Study 402 evaluating lumateperone as an adjunctive
to lithium/valproate are anticipated in mid-2020. Additionally, in Q1 2020, the global Study 403
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will begin investigations into lumateperone as a monotherapy. A long-acting injectable
formulation of lumateperone is also being developed.
Furthermore, Mates covered ground on Intra-Cellular's earlier candidates, PDE inhibitor ITI-214
for Parkinson's disease and heart failure, among other indications, and preclinical ITI-333 for
pain, substance use disorder, and mood disorders. Mid-2020 will bring a data readout from ITI214's ongoing translational study in patients with systolic heart failure, which has had no safety
concerns to date. Notably, this year will also mark the first time ITI-333 enters the clinic.
•

Richard Murray, CEO and President of Jounce Therapeutics (JNCE), set the scene pertaining to
the past decade of progress in the immuno-oncology field to highlight Jounce as a nextgeneration immunotherapy company. Checkpoint inhibitors have made leaps and bounds in
providing durable benefit, however unmet need still persists as the majority of patients still do
not benefit from immunotherapy. Jounce looks to address this issue by understanding specific
patients and providing new mechanisms of action targeting an array of immune cells from
macrophages to T-regulatory cells. Jounce wholly owns the majority of its pipeline assets, bar
JTX-8064, which has been out-licensed to Celgene and Bristol-Myers Squibb. A strong balance
sheet was reported with $185.1m in cash and investments as of September 2019, with 2019
actual cash burn of ~$79m, which is expected to increase to $80m–$95m in 2020, and a
$50m ATM in place to fund studies moving forward.
Jounce's lead candidate, ICOS agonist vopratelimab, is being positioned as distinct from CD8focused PD-1/L1 inhibitors, with separate biological activity that may be refined through
biomarker-driven insights. During the second half of 2020, preliminary efficacy and related
biomarker data are expected from the Phase II EMERGE trial studying vopratelimab in
combination with ipilimumab to treat non-small cell lung cancer patients. Here, the company is
targeting second-line patients who have previously failed a PD-1 inhibitor. The standard of care
at this line of therapy is currently docetaxel, which yields a 6–8% response rate. A cyclical dosing
schedule is being implemented in the EMERGE trial with three weeks of up to four doses of
adjunctive ipilimumab before solely using vopratelimab. The initial addition of ipilimumab
enhances the priming of CD4 T-cells and increases ICOS expression to sustain activated ICOS hi
cells. Initially, Jounce began with a bladder cancer study, however, this was strategically put on
the backburner in light of the enfortumab vedotin approval that largely overlapped.
In order to identify the right patients for vopratelimab therapy, Jounce is using a baseline
biomarker to predict ICOS hi CD4 T-cell emergence. It has been established that a baseline RNA
signature predicts ICOS hi CD4 T-cells. Predictive value analysis generated a PPV of 78% and an
NPV of 83%. It was emphasized that PD-L1 IHC did not predict ICOS hi CD4 T-cells, in contrast to
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the RNA signature. Furthermore, the RNA signature was amenable to predicting the overall
survival above the biomarker cut-off. The precise cut point of the RNA signature will be
presented at ASCO-SITC clinical immuno-oncology symposium in February 2020. Additionally, a
Phase II combination study named SELECT, evaluating vopratelimab with JTX-4014 versus JTX4014 alone in an enriched non-small cell lung cancer patient population, will commence mid2020. The SELECT biomarker study will investigate immunotherapy-naïve patients outside the
US with the RNA signature previously alluded to. It is estimated that ~20% of second-line nonsmall cell lung cancer patients are above the cut-off of the RNA signature. Interim data should
be announced in 2021.
Murray spoke for the first time regarding JTX-1811, for which more in-depth data will be
presented at a future medical conference this year. JTX-1811 is designed to deplete
immunosuppressive T-regulatory cells in the tumor microenvironment, thereby allowing
effector cells to take over the compartment and facilitating the restoration of PD-1 activity.
Preclinical data for two PD-1-resistant tumor lines demonstrated that PD-1 had minimal effect
on tumor growth, in contrast to JTX-1811, and the optimal result was elicited when both were
used in combination. Jounce will continue IND-enabling activities to support a filing during the
first half of 2021.
•

Karyopharm (KPTI) kicked off its presentation by stating that its vision is to become a leading
oncology company. With its approval in July 2019, Xpovio (selinexor) for penta-refractory
multiple myeloma (MM) represents the first and only available oral exportin 1 (XPO1) inhibitor.
Xpovio generated about $30m–$31m in 2019 with 1,400 prescriptions filled. The approval was
based on the single-arm Phase IIb STORM study of selinexor plus low-dose dexamethasone. Topline data from the Phase III BOSTON study evaluating Xpovio in combination with Velcade in
second-line multiple myeloma are expected in early 2020. If successfully developed and
launched, the drug would be the first once-weekly Velcade regimen for myeloma. The
combination of selinexor and dexamethasone, which is being trialed in the Phase Ib/II STOMP
study, has potential to become a backbone therapy in combination with currently approved MM
therapies. There is a growing body of safety data from all these trials. The side effects were
generally consistent across studies and often managed with dose adjustments or supportive
care, particularly when used once weekly in combination regimens. Major organ toxicities were
not prominent, nor were there any significant cumulative toxicities. Selinexor is also being
studied for various other cancers. The sNDA in diffuse large B-cell lymphoma (DLBCL) was
submitted in December 2019, while there are two ongoing Phase III studies in liposarcoma (SEAL
study) and endometrial cancer (SIENDO), with top-line results from both anticipated for 2020.
Karyopharm also touched on two other pipeline programs: eltanexor is a second-generation
selective inhibitor of nuclear export (SINE) compound (same drug class as Xpovio), which is in
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Phase II for myelodysplastic syndrome and Phase I for colorectal cancer; while KPT-9274 is an
oral dual inhibitor of PAK4 and NAMPT in Phase I for solid tumors and acute myelogenous
leukemia. Karyopharm ended Q3 2019 with a balance sheet of about $270m in cash and cash
equivalents, which is expected to run the firm through mid-2021. In September 2019, the
company entered into a royalty agreement with HealthCare Royalty Partners for up to $150m to
support the ongoing development and commercialization of selinexor.
•

Kiniksa’s (KNSA) CEO Sanj Patel gave an inspiring presentation highlighting the company’s
strong pipeline composed of multiple clinical assets, as well as the company’s commitment to
meet the unmet needs in rare autoimmune and autoinflammatory diseases. The company
discussed pipeline candidates including rilonacept (recurrent pericarditis), mavrilimumab (giant
cell arteritis), KPL-716 (prurigo nodularis) and KPL-404 (severe autoimmune diseases). In
particular, there was a lengthy discussion around the success of rilonacept, unsurprisingly as it is
the most late-stage pipeline candidate, which has now transitioned into Phase III. The company
reiterated the final Phase II data reported for rilonacept in November 2019, with all endpoints
being met. Impressively, after a single dose of rilonacept, patients displayed a rapid
improvement in pain and inflammation and displayed a clinically meaningful response over six
months. Based on these compelling data, Kiniksa has initiated and completed enrollment of its
Phase III trial of the drug for recurrent pericarditis, with pivotal top-line results expected in the
second half of 2020.

•

CEO Lonnel Coats delivered Lexicon Pharmaceuticals’ (LXRX) JPM presentation, initially focusing
on the steady growth of sales for Xermelo (telotristat ethyl) as the first oral inhibitor approved
for carcinoid syndrome diarrhea, though we should note that US sales in Q3 2019 were only a
modest $8.4m, and he did not give any Q4 2019 estimates. Coats highlighted the potential of
Xermelo’s mechanism of action, as an inhibitor of serotonin synthesis and TPH inhibitor, to
provide benefits in tumor growth inhibition. Additionally, Lexicon provided an update for the
TELE-ABC study of telotristat ethyl for the treatment of biliary tract cancer; the first two patients
enrolled have received six months of treatment and data for the initial efficacy are expected to
read out in 2020. As expected, Lexicon focused on the regulatory issues relating to sotagliflozin’s
approval in the US for type 1 diabetes. Coats emphasized the company’s belief in the benefitrisk profile of sotagliflozin, and a decision for the formal dispute against the FDA’s complete
response letter is expected in Q1 2020. Lexicon also highlighted their development plans for
sotagliflozin for the treatment of type 2 diabetes, heart failure, and diabetic kidney failure, with
the SCORED study and the SOLOIST study expecting to demonstrate the benefits of sotagliflozin
among all three indications. Finally, Lexicon highlighted their AAK1 kinase inhibitor LX9211 for
the treatment of neuropathic pain. Lexicon has acquired exclusive development and
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commercialization rights for the product from their previous alliance with Bristol-Myers Squibb.
Coats emphasized previous Phase I clinical data demonstrating a reduction in pain behavior, a
PK profile of once-daily dosing, and a well-tolerated safety profile. A Phase II proof-of-concept
study is planned to initiate in H1 2020. Furthermore, Coats briefly touched upon Lexicon’s
financial profile, highlighting that as of 2019, their cash reserves were ~$270m, which is
expected to last into 2021.
•

In a bid to reassure potential investors of the company’s continued operations, Mallinckrodt
(MNK) started the meeting by confronting some of the uncertainties it faces financially over the
coming year. The firm saw stock prices crash in September 2019 after announcing the possibility
of it filing for bankruptcy due to a staggering debt total and increasing litigation cases. Company
officials focused on three main uncertainties, including the dispute with the CMS ruling on
Acthar, which would cost the company $600m on Medicaid rebates, the maturation of $600m of
debts this year, and litigation fought over its opioid products. To resolve these issues, the
company will aim to dispute the ruling with the CMS, free up the cash flow needed to pay its
debt, and, importantly, they emphasized their aim to achieve a global settlement with plaintiffs
over opioid litigations. The company was open about the opioid litigation in particular
representing a major barrier for its growth in the near future. There are still options for
Mallinckrodt to progress, including a legal restructuring of the company into its generic and
specialist subsidiaries. The company’s hopes rest on the positive outcomes of several lawsuits
and some clever financial strategies to prevent its collapse.

•

On the last day of the J.P. Morgan Conference, President and CEO of Mersana (MRSN) Anna
Protopapas provided an overview of its leading asset, XMT-1536, and unveiled a new candidate
to enter the clinic, with two development candidates to be selected in 2020. Following an early
press release, Mersana noted that 2020 will be a transformative year, with multiple readouts for
XMT-1536. XMT-1536 is a first-in-class NaPi2b-targeting Dolaflexin ADC, which utilized DolaLock
payload technology. The company touted DolaLock, a proprietary payload that is the basis of
both Dolaflexin and Dolasynthen and provides better tolerability than typical ADCs without
neuropathy or neutropenia. Initial data from ASCO 2019 showed proof-of-concept efficacy and
most encouragingly, no severe toxicity such as neutropenia, neuropathy, and ocular toxicity.
Currently, XMT-1536 is in Phase I development in both ovarian and NSCLC adenocarcinoma,
which are due for more data throughout 2020. Protopapas also noted that a new B7-H4 ADC
candidate is ready to enter the clinic in the second half of 2020. Preclinical data suggested that a
B7-H4 ADC delivering a DolaLock payload can exert a direct cytotoxic effect via uptake by tumor
cells, as well as deliver additional payload release in the tumor environment through binding
and catabolism in B7-H4-expressing TAMs. Moreover, Mersana plans to expand its pipeline with
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additional STING agonist ADC using the Immunosynthen platform in 2020. Similarly, to the B7H4 ADC candidate, the Immunosynthen ADCs displayed in vivo activity against multiple targets,
including the STING pathway, and purportedly induce marked immune cell infiltration in tumors
and limited induction of serum cytokines in vivo. Mersana promised 2020 will be a definitive
year as the company seeks validation of its differentiated ADC platform with candidate
nominations and data readouts.
•

Integrins biology was the focal point for Morphic’s (MORF) presentation at JPM. Morphic CEO
Praveen Tipirneni shared his excitement about the company’s vision on the development of
first-generation oral integrin drugs using their proprietary databases, decades of Springer
Laboratory research, and the proprietary Morphic Integrin Technology (MInT) Platform. The
company boasts unique internal access to the crystal structure of the integrins class, which
enables Morphic to attempt to produce first-in-class oral biologic drugs that traditionally failed
in development due to poorly understood biology. To date, Morphic has generated two leading
candidates: MORF-057, an oral α4β7 specific integrin inhibitor, and MORF-720, an oral selective
αvβ6 specific integrin inhibitor. Furthermore, Morphic has enjoyed strong collaborative
partnerships with AbbVie and Janssen, with multiple candidates in early discovery phase.
Touting a similar mechanism of action to vedolizumab, Morphic hopes its candidate MORF-057
could replicate the same success in earlier lines of therapy and patient adherence via oral
administration. Likewise, preclinical results for MORF-720 showed dose-dependent reduction,
selective targeting, and stabilization of closed conformation of αvβ6. Financially, Morphic closed
a strong third quarter of 2019 with $251.7m in cash since its IPO in June 2019, expected to
provide funding through 2022. Closing out the presentation, CEO Tipirneni expressed his
optimism in the MInT platform, as Morphic expects to initiate clinical trials for MORF-057 and
MORF-720 in 2020.

•

Myovant Sciences (MYOV) has an eventful year planned for its clinical pipeline. President and
CEO, Lynn Seely, kicked off the presentation by highlighting the three positive Phase III results
the company announced throughout 2019. With ~$400m cash and committed funding, the
company hopes to keep the momentum going for its late-stage programs in 2020. The oncedaily, gonadotropin-releasing hormone (GnRH) receptor antagonist, relugolix, is planned to be
filed for the treatment of heavy menstrual bleeding and uterine fibroids in the US in April 2020
and in Europe during the first quarter of 2020. Across the two Phase III LIBERTY studies of
relugolix combination therapy, the primary efficacy endpoint of reduction in heavy menstrual
bleeding in women with uterine fibroids was met. In addition, for relugolix, one-year data from
the LIBERTY Extension study are expected in the first quarter of 2020, along with Phase III data
from the SPIRIT 1 and 2 studies of relugolix in combination for symptoms of endometriosis in
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the first and second quarter of 2020, respectively. For relugolix monotherapy, the company
plans to submit an NDA for men with advanced prostate cancer in the second quarter of 2020.
This would be the first and only oral GnRH therapy for prostate cancer. In the HERO study,
results showed 96.7% of men taking once-daily relugolix had achieved testosterone suppression
to castrate levels. Additional data from the HERO study are expected in the third quarter of
2020. In hope of approval, Myovant Sciences is currently assembling a commercial team in
preparations to bring relugolix to patients.
•

Having endured a disappointing setback in Q1 2019 in its Phase III PREPARE study investigating
its respiratory syncytial virus (RSV) vaccine ResVax for maternal immunization, Novavax (NVAX)
has shifted its near-term focus to its seasonal influenza vaccine NanoFlu. The recombinant
nanoparticle vaccine, which is produced in an egg-free process, aims to address a major unmet
need for more effective vaccines in the elderly population, where it will compete with Sanofi’s
current vaccines FluBlok and Fluzone HD. In a Phase II study, NanoFlu has displayed its ability to
induce superior antibody titers against both well-matched and antigenically drifted H3N2 strains
compared to Fluzone HD, which currently dominates the elderly segment. In addition, NanoFlu
stimulated greater cellular immune responses than Fluzone HD and Flublok, which in
combination with higher neutralizing antibody titers, Novavax believes will allow the vaccine to
provide greater protection than its rivals. CEO John Trizzino highlighted the significant
commercial opportunity for NanoFlu in the elderly, a market which the company estimates is
worth up to $4bn in the US and five major EU markets (France, Germany, Italy, Spain, and the
UK) due to the large and growing elderly population and high vaccination coverage rates
compared to other risk groups. A topline readout from the ongoing Phase III study comparing
the immunogenicity of NanoFlu against Fluzone is expected by March 2020, and if positive, the
company intends to file a BLA in mid-2020. Indeed, based on the promising data generated thus
far, the FDA has permitted an accelerated approval pathway for ResVax which will facilitate
approval based on safety and immunogenicity data alone, with a requirement for the company
to conduct confirmatory efficacy studies post-approval.
The presentation then turned to Novavax’s development plans for its other late-phase asset,
ResVax, which has had a troubled development history after failing to meet its primary efficacy
endpoints in pivotal trials in both the elderly and pregnant women. Despite ResVax’s failure to
show a significant reduction in medically significant RSV lower respiratory tract infection (LRTI)
in the first 90 days of life (the primary endpoint) in the PREPARE study, a statistically significant
decrease in RSV LRTI hospitalizations and all-cause severe hypoxemia in the vaccinated arm had
provided the company with a glimmer of hope for approval based on these secondary
endpoints. However, after discussions with the regulatory bodies, both the EMA and the FDA
have recommended that the company conduct an additional Phase III trial to confirm ResVax’s
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efficacy in preventing severe RSV-related adverse events in infants via maternal immunization.
Trizzino restated the company’s commitment to pursuing approval for pregnant women, which
it believes is a $1.5bn opportunity in the US and 5EU, but given Novavax’s limited resources, it is
seeking potential partners to provide the necessary funding.
•

OPKO Health (OPK) boasts a wide portfolio of products, including diagnostic products, screening
services, and a growing clinical pipeline. The company’s CEO, Phillip Frost, started off the
meeting reiterating some of the positive Phase III results for their exciting late-stage pipeline
candidate somatrogon. Somatrogon is a next-generation recombinant human growth hormone
for the treatment of growth hormone deficiency. The addition of a C-terminal peptide
substantially extends the half-life of the drug so that patients can benefit from a weekly dosing
schedule as opposed to daily injections. In Phase III trials in both the adult and pediatric studies,
the data showed somatrogon was non-inferior to the current standard of care (Genotropin) with
respect to the primary endpoint of increasing height velocity. In fact, the company’s drug
performed better than Genotropin in both primary (height velocity) and secondary endpoints
(height standard deviation score). There was a detailed outline of the schedule for somatrogon’s
filings, including the submission of a BLA to the FDA in the first half of 2020, the submission of
an MAA to the EMA in Q3 of 2020 (following the completion of an open-label study), and
submission in Japan (following completion of a trial) in the first half of 2021.
The CEO then moved on to talk about the progress of the already marketed product Rayaldee.
Rayaldee is an extended-release form of vitamin D3 that is used to lower parathyroid hormone
in stage 3 and 4 patients of chronic kidney disease (CKD). The product showed continued
growth, albeit less than expected, contributing revenues of $7.4m in Q3 of 2019. Overall,
Rayaldee has shown a compound annual growth rate of 92% from 2017 through to 2019, and it
is expected that this increase will accelerate. Future steps for Rayaldee will focus on a Phase II
study for stage 5 CKD patients.
Due to time constraints the rest of the pipeline was not discussed in depth. However, there was
a mention of the progression of the androgen receptor inhibitor SARM for androgen deprivation
therapy. Surprisingly, there was little discussion of the long-acting oxyntomodulin in the
diabetes space, and this is largely due to it being in “a very crowded market.” There was an
indication that the company was looking for a partner in the diabetes space for continued
progression of its oxyntomodulin drug. The company did spend some time highlighting new
pipeline candidates in the rare diseases area, including long-acting factor VIII proteins for
hemophilia and three new IND candidates, of which the GLP-2 agonist for bowel disease was the
drug the company was choosing to push forward.
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The rest of the talk focused on the second half of the business which aims to provide screening,
diagnostic, and treatment services for patients. The company official set four areas of growth for
the company, including targeted expertise for physicians, strategic partnerships, patient
empowerment, and genetics. The company has had success in a wide range of disease areas,
including oncology, where it has invested into next-generation sequencing for improved
treatment, urology, where it created the 4K Score test for prostate cancer, the women’s health
lab, and GeneDX, where it is a leader in exome sequencing. There was particular emphasis on
GeneDX since the company possesses an impressive resume in the space as a pioneer in exome
sequencing, having diagnosed 2,400 genetic conditions, publishing on 100 novel disease-causing
genes, and sequencing 190,000 exomes. The company’s next step is to lead the way in whole
genome sequencing, which it firmly believes will be the future of diagnostics.
•

Orchard (ORTX) CEO Mark Rothera started by pointing to compelling fundamentals for nearand long-term growth of the ex-vivo gene therapy company, with five regulatory submissions
expected by 2021 for their three lead programs, and four additional programs in clinical
development. The company actually has one gene therapy already approved in Europe,
Strimvelis for adenosine deaminase severe combined immune deficiency (ADA-SCID), which was
acquired with other product candidates from GlaxoSmithKline, but that utilizes an older
gammaretroviral vector instead of the lentiviral vector used in its newer product, and requires
that patients travel to Italy for fresh product, so along with the limited number of patients, has
had extremely limited sales. Rothera did not talk about the product, but in contrast noted that
their three lead programs have an addressable market opportunity of over $1.5bn. The
expected near-term regulatory submissions include: 1) OTL-200 for metachromatic
leukodystrophy, which is already submitted in Europe and has expected approval in H2 2020
and a US BLA submission planned for late 2020 or early 2021 after filing assumptions are
validated with the FDA; 2) OTL-101 for ADA-SCID, with a rolling BLA filing planned for H1 2020;
and 3) OTL-103 for Wiskott-Aldrich Syndrome (WAS), with MAA and BLA submissions planned
for 2021. In the breakout session, officials said that last year they had presented data on
cryopreserved formulations which will allow wider geographic distribution for MLD and ADASCID, and that they expect the same success for WAS.
Rothera presented new information on the epidemiology for these three lead programs. He said
that MLD had an incidence of 500–800 total patients, of which 80% were infantile/juvenile and
would be initially eligible for OTL-200, and the other 20% are adults who may be eligible with
more work and a potential label expansion. They estimate 2,000–3,000 prevalent patients, but
since adults live longer, only 30% of these would be initially eligible, with another 55%
potentially eligible with a label expansion. He noted that their commercialization efforts will
need to work on disease and diagnostic education, especially among pediatricians, and they plan
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to introduce diagnostic tests in academic and other targeted centers of care, with a goal of
testing within 14 days of early suspicion. In addition, an assay has been developed for newborn
screening, and EU and US pilots are planned to initiate in 2020. They already are placing focused
commercial teams in key EU markets and the US and are qualifying leading centers. Rothera also
noted how transformative the gene therapy can be, with data showing most patients in the
range of normal cognitive development and near normal on the Gross Motor Function Measure
score.
For ADA-SCID, they estimate 100–200 total incident patients, 80% of whom would be eligible,
and 1,000–2,000 prevalent patients, 20% of whom would be eligible – those receiving enzyme
replacement therapy. Officials noted there is already newborn screening in the US, and the first
wave of a commercial team is in place, familiarizing themselves with treatment centers and the
location of patients. On manufacturing, they still need to complete process validation.
For WAS, Rothera said there are 100–300 total incident patients, 80% of whom would be
eligible, and 3,000–5,000 prevalent patients, 55% of whom would be eligible. Rothera briefly
reviewed reimbursement/access issues for such expensive therapies, noting that they are willing
to tie payment to outcomes, but most of the points were fairly general. On manufacturing, while
CMOs will continue to be used for their three lead programs, they have invested in their own
facility in Fremont, California, with construction to start in 2021. Officials said they will always
have an aspect of working with CMOs, but the facility is intended to supplement that in the
longer term and will help in a more regional approach where US patients would receive product
from the US facility.
In terms of 2020 catalysts for other pipeline products, they expect interim
mucopolysaccharidosis type I (MPS-I) proof-of-concept data for OTL-203, which they licensed in
2019, and for OTL-201 in MPS-IIIA, enrollment of five patients in a proof-of-concept study and
interim data. In the breakout, they were asked about the initial MPS-I data presentation at the
recent ASH meeting and noted there was excitement about the overexpression of the IDUA
enzyme in the periphery and CSF, as well as reductions in substrate. Officials noted that an
hematopoietic stem cell subpopulation can cross the blood-brain barrier and engraft as
microglia, with the data in this case appearing to confirm that. They had exploratory clinical
information on one patient, showing some recovery of curvature of the spine and a gain of
10cm in height over a year, with an increase in IQ where normally one would expect a decrease.
They now have eight patients enrolled and expect to show interim data at medical conferences
in 2020 and one-year data in 2021. Officials also said they want to move to a pivotal study in
transfusion-dependent beta thalassemia after initial encouraging data presented last year
showing reduced transfusions or independence in seven out of nine difficult-to-treat patients
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(beta0/beta0 genotype or equivalent). However, they are still optimizing their process to
improve transduction and the amount of vector needed. Officials noted their product is
different from bluebird bio's in both the gene and regulatory regions.
For further products, they announced a collaboration with Dr Alessandra Biffi at Boston
Children’s Hospital to treat multiple new neurodegenerative disorders, with potential
applications in larger/non-rare conditions. However, officials also said that while in the past they
have relied on academic partnerships, they are also starting to invest in their own R&D for new
indications. They noted there is a limited supply of off-the-shelf academic-derived programs, as
well as competition for those programs. But this is also due to the multiple possibilities for using
hematopoietic stem cells, so they can harness the potential of cells that migrate to additional
tissues. The company ended 2019 with approximately $325m of cash and investments and
expects current resources can fund their work into the second half of 2021.
•

Leading drug candidate OC-01 represented the focal point of Oyster Point (OYST)'s
presentation. CEO Jeff Nau set the tone by elaborating on the key opportunities in the dry eye
disease market and asserting the unique position of the company as the only one developing an
intranasal spray for a disease of the eye. Oyster Point perceives substantial unmet need in the
market and aims to address the problems associated with available treatments, including their
slow onset of action, tolerability issues, and poor compliance. Moreover, OC-01 is designed to
target earlier stages of dry eye disease pathology, which ensue prior to the inflammation and
cell damage cycle that is targeted by marketed drugs such as Restasis and Xiidra. Nau
emphasized that there is no substitute for natural tear film. Therefore, Oyster Point has
developed OC-01 to stimulate the trigeminal nerve and re-establish natural tear film. It was
highlighted that 34% of basal tear production is due to inhaling air through the nose, and this
makes the nasal cavity amenable as a route of administration. Revenues of the current
blockbuster drugs are driven by the ~2 million patients receiving them, which leaves ample
opportunity with ~5 million patients untreated. Notably, OC-01 will be the only preservativefree nasal spray if it reaches the market, and this was touted to be the best option for patients
receiving chronic treatment. Any logistical consequences regarding shelf life due to the omission
of preservatives from OC-01's formulation were not alluded to. The drug’s clinical dry eye
disease program consists of two completed Phase II trials and a Phase III trial which is expected
to yield results in mid-2020. Although data for the 1.2mg/ml dose were not always dosedependent and statistically significant in Phase II trials, Oyster Point maintains that the studies
were small and is committed to larger (250 subjects per arm) Phase III investigations into both
the 0.6mg/ml dose and the 1.2mg/ml dose. Overall, over 900 patients will be treated in OC-01's
clinical program for dry eye disease. No new data were released during the meeting – top-line
results from the long-term Phase II MYSTIC trial had been reported just before the conference.
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Dose- dependent results were evident after three months of twice-daily dosing. Furthermore,
on the fellow eye endpoint, there were encouraging results that suggested OC-01 produced
effects in both eyes.
Nau highlighted OC-01's strengths through his complete review of its data package, reiterating
that the active compound, varenicline, is already supported by real-world data from over 20
million patients in much higher doses as a smoking cessation treatment. The CEO accentuated
the advantages of OC-01's rapidly evident effects in the ONSET 1 trial relating to cornea damage
as early as day 28 versus the many months of treatment required for the same results with
corticosteroids or immunomodulating drugs. In terms of OC-01's safety and tolerability profiles,
the primary issue appears to be innocuous sneezing after instillation and coughing or irritation
in the throat as a result of delivering the spray too far into the nasal passage. The latter side
effects may easily be remedied through patient education pertaining to optimal administration.
OC-01 is differentiated from marketed products in its delivery as an ocular-sparing nasal spray.
Favorably, this circumvents the ocular burning/stinging, taste, and smell side effects associated
with available products. Additionally, it was announced that the drug is further being positioned
to treat neurotrophic keratitis via the Phase IIb OLYMPIA study, which is planned to initiate
during the second half of 2020. The trial will enroll stage two and stage three neurotrophic
keratitis patients with persistent epithelial defects and corneal ulcers, respectively. There is
critical unmet need for innovation in the neurotrophic keratitis market as there is currently only
one FDA-approved product, which is a costly (>$90,000 per treatment course) and cumbersome
(administered six times per day for eight weeks) topical nerve growth factor. The company also
intends on future label expansions for contact lens intolerance and ocular surface preparation
for refractive surgeries. Oyster Point are planning their commercialization strategies for OC-01
to incorporate a specialty salesforce of 150–200 representatives servicing the ophthalmology
and optometry sectors in the US; this team will be built through to 2021. The company intends
on submitting a New Drug Application to the FDA for OC-01 during the second half of 2020, with
approval anticipated in the second half of 2021. Oyster Point has a global vision for its product
with US intellectual property affording exclusivity until 2035 and ex-US expiration beyond 2035.
•

Datasets presented at previous medical meetings were briefly summarized during Puma's (PBYI)
JPM presentation. CEO Alan Auerbach also noted that, in the ongoing fight against serious
diarrhea with Nerlynx treatment, Nerlynx dose escalation alongside loperamide prophylaxis has
lowered discontinuations to approximately 3% in the CONTROL trial; down from 17% in the
pivotal ExteNET trial. In Q4 2019, approximately 29% of patients received a reduced Nerlynx
dose at outset. International partnerships for Nerlynx commercialization were also highlighted.
Key 2020 approvals are expected in Israel, China, Taiwan, Mexico, and various South American
countries. Updates on the Phase II SUMMIT basket trial testing Nerlynx in HER2-mutant tumors
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were also discussed. Along with previously disclosed data summaries, Alan Auerbach updated
on Puma Biotechnology’s plans for amendment of the SUMMIT trial to support registration in
HR+/HER2-negative, HER2-mutant breast cancer. The proposed amendment would randomize
patients to fulvestrant, fulvestrant + trastuzumab, or fulvestrant + trastuzumab + Nerlynx. Puma
will hold a meeting with the FDA to discuss accelerated approval after initial Simon two-stage
results are available in Q4 2020–Q2 2021. After promising preliminary results in the cervical
cancer cohort from SUMMIT, additional cervical cancer data are likely to be available in Q4
2020–Q2 2021 as well, and could facilitate accelerated approval in this indication. Finally, an
FDA decision on the sNDA for Nerlynx in combination with capecitabine for the treatment of
patients with HER2+ metastatic breast cancer who have failed two or more prior lines of HER2directed therapy is still on track for Q2 2020.
Moving forward, 2020 catalysts to focus on include the expansion of the SUMMIT trial in Q1 and
potential readouts in Q4, as well as additional data from the CONTROL trial in Q4. Auerbach
closed the presentation with a discussion of Puma’s IP positions, largely based on Nerlynx, but
also for method of use claims for an EGFR inhibitor in cancers with T790M mutations and in lung
cancer and NSCLC. The latter of these claims is primarily for potential licensing opportunities, as
Nerlynx is not being developed in those indications.
•

Radius (RDUS) began their presentation with an announcement that net full-year sales in 2019
of Tymlos (abaloparatide) in the US exceeded the previously announced guidance of $168m–
$172m. The company also announced that, as of December 2019, Tymlos had a 52% share of
new-to-brand prescriptions (NBRx) in the osteoporosis market. Based on this, Radius Health now
expects Tymlos to become the market leader over teriparatide based on total prescriptions
(TRx) in 2020. The company provided a clinical update on the abaloparatide patch, which is
currently in a Phase III study for the treatment of postmenopausal women with osteoporosis.
After experiencing some difficulties with patient enrollment, the company now expects that topline data for the Phase III wearABLe study will be available in the second half of 2021. Results
from the Phase III study of Tymlos in male patients with osteoporosis are also expected in the
second half of 2021 and, if positive, will serve as the basis for the submission of a supplemental
New Drug Application. Finally, Radius Health announced that the company is currently in
discussions to out-license elacestrant in order to depart the oncology space. If these discussions
fall through, Radius Health will seek a partnership after the Phase III EMERALD readout, which is
expected in the second half of 2021. Enrollment in the Phase III study is currently on track to be
completed in the third quarter of 2020.
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•

Rigel Pharmaceuticals (RIGL) President and CEO Raul Rodriguez opened the presentation
indicating that the company had achieved its four planned key objectives during 2019, and plans
to continue executing this strategy throughout 2020.
The company’s top driver is to further grow sales of Tavalisse (fostamatinib disodium
hexahydrate; launched in May 2018) in the immune thrombocytopenia (ITP) indication, which
the company perceives as a $1bn opportunity. In its first full year on the market, Tavalisse – the
only oral spleen tyrosine kinase (SYK) inhibitor approved for adult patients with chronic ITP who
have had an insufficient response to a previous treatment – had net product sales of
approximately $13.8m, a 90% increase over 2018. Data supporting use as a second-line ITP
therapy continue to be generated (including a Phase III study with a 78% patient response). To
address patient need, Rigel also plans to expand its salesforce from 35 to 41.
Another objective is capturing Tavalisse value in the global ITP market (possibly worth up to
$800m). Since late 2018, the company signed three ex-US partnerships: Grifols SA has exclusive
rights to commercialize Tavalisse in Europe, where it received EMA approval earlier this month;
Medison’s rights are in Israel and Canada (where it submitted a NDS in October 2019); and Kissei
has Japanese, Chinese, Taiwanese, and Korean rights (a Phase III trial is ongoing in Japan). Rigel
also hopes to capitalize on Tavalisse in warm autoimmune hemolytic anemia (wAIHA), an
indication for which there is no other FDA-approved therapy, and Rigel sees as a $1bn potential
prospect. A pivotal Phase III study in wAIHA was initiated in May, with trial enrollment (in 100
sites across 22 countries) expected to complete in mid-2020 (20 of 80 patients are now enrolled)
and topline data anticipated in mid-2021.
Yet a fourth goal for Rigel is continued expansion of its pipeline, namely the interleukin receptor
associated kinase (IRAK) and receptor-interacting protein kinase (RIP1) inhibitor programs, both
of which it sees as having broad potential in targeting immune pathways. Rigel recently
completed a Phase I proof-of-mechanism study for R835, a dual IRAK 1/4 inhibitor, which
demonstrated encouraging pharmacokinetics and consistent inhibition of IL-6 and TNFα
cytokine production when administered intravenously. An ongoing Phase I study of R552, a RIP1
inhibitor, showed encouraging preliminary data in inflammatory diseases and could potentially
address neurodegenerative conditions. The company expects to select a CNS candidate in 2020
to advance to clinical studies. Although not discussed in detail, the rest of Rigel’s partnered
pipeline assets were mentioned as a means for the company to derive additional long-term
incremental growth.
Closing remarks included an outline of upcoming milestones and the reiteration of previous
objectives to drive key value in 2020, including continuing growth of Tavalisse in the US market
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and expanding IRAK and RIP1 pipeline programs through co-development partnerships with
large partners expected within the calendar year. Rigel had $98m in cash equivalents at the end
of Q4, not including the pending $20m milestone (and royalties anticipated in H2 2020) due
from Grifols upon EMA approval of Tavalisse, and it also drew down $10m from a potential
$50m credit facility from MidCap.
•

Gaurav Shah, the CEO and President of Rocket Pharmaceuticals (RCKT), highlighted a few
takeaways for the company’s four gene therapies currently in the clinic, with two therapies
already achieving proof-of-concept. The major inflection point of this year lies on the company’s
Danon disease and pyruvate kinase deficiency (PKD) programs, which are anticipating clinical
results by the end of 2020. The five active assets in its pipeline were all granted orphan drug
designation from the US FDA, and four out of five assets also received fast track designation
within the past two years. While leukocyte adhesion deficiency-I (LAD-I) has a relatively modest
market size, RP-L201 might constitute a first regulatory approval for the company. The trials in
LAD-I and Fanconi anemia are enrolling globally this year. Rocket Pharmaceuticals is expecting to
have mature registration level results for both programs towards the end of 2021. Regulatory
filings in the US and Europe for RP-L201 and RP-L102 are anticipated within the next two years.

•

Rubius Therapeutics (RUBY) started with an overview of its cellular therapy platform founded
on red blood cells (RBCs). This allogeneic platform is based on harvesting immature RBCs from
an O-negative donor, engineering the cells with a lentiviral vector to express the gene(s) of
interest, and then expanding and maturing these cells such that they expel their nucleus. These
RBC therapies are expected to be dosed at <1% of normal RBC volume, and the company
believes it can generate hundreds and perhaps even thousands of doses from one donor. For
now, these engineered cells have a shelf-life of 40 days at 4 degrees Celsius, but the company is
working on methods for cryopreservation.
Rubius’ lead product is RTX-134 for the treatment of phenylketonuria, a genetic disease caused
by deficiency of the enzyme needed to break down dietary phenylalanine (phenylalanine
ammonia lyase, or PAL). RTX-134 consists of the enzyme PAL expressed intracellularly in RBCs.
While phenylalanine can enter the RBCs to be degraded, the PAL enzyme remains shielded from
the immune system. The 120 days of circulation time for RBCs could allow for infrequent dosing.
While Rubius had expected to dose their first patient in 2019, there were some manufacturing
issues with a contract manufacturer that have now been solved, and dosing with this material is
expected to initiate in 2020. Initial clinical results are expected this year and will examine
preliminary safety, longevity of cells in circulation, and production of trans-cinnamic acid (TCA, a
breakdown product of phenylalanine) as a biomarker of activity.
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Rubius is also developing two products for the oncology space, RTX-240 and RTX-321. RTX-240 is
designed to provide broad immune system stimulation and consists of RBCs expressing on their
surface the co-stimulatory molecule 4-1BBL in its native, trimeric form, as well as the cytokine
IL-15. This combination is expected to simulate both T cells and NK cells, components of the
adaptive and the innate immune systems, respectively. Potential benefits of RTX-240 include
boosting anti-tumor activity and overcoming resistance to immunotherapy. Although RTX-240
will initially be evaluated as a monotherapy, eventually it may be tested in combination with
checkpoint inhibitors. RTX-240 is being positioned as an improvement to recombinant cytokines
and monoclonal antibodies targeting 4-1BBL. These latter agents can only be used at low
concentrations as they accumulate in the liver leading to hepatotoxicity. Rubius has announced
that an IND has been submitted for RTX-240, and they are now waiting for it to clear the FDA, a
process that normally takes 30 days.
Rubius’ second oncology product, RTX-321, is an artificial antigen-presenting cell designed to
activate and expand CD8+ T cells specific for the HPV 16 tumor antigen. RTX-321 expresses three
molecules on its surface: (i) an MHC class I molecular presenting an HPV 16 tumor-specific
antigen, (ii) the co-stimulatory molecule 4-1BBL, and (iii) the cytokine IL-12. RTX-321 will be
developed for HPV 16+ tumors, and, if effective, this approach can be modified for other tumor
antigens including neoantigens. An IND for RTX-321 is expected by year-end.
In Q3 2018, Rubius purchased a manufacturing facility and modified it for the manufacture of
RBC-based therapies. The site is now operational on a 50–200 liter bioreactor scale and is
expected to supply material for the RTX-240 and RTX-321 trials. As of September 30, 2019,
Rubius has $324.7m in cash, which provides it with a runway into mid-2021.
•

Sangamo (SGMO) CEO Sandy Macrae opened the presentation by talking about balance and
responsibility. The company strives for balance between different modalities and has a
responsibility to its patients, customers, science, and clinical programs. It seeks to take a
company of high science and innovation into one focused on clinical development,
manufacturing, and eventually commercialization.
Sangamo is currently focused on gene therapy and AAV delivery, which it says is the way of the
future, and later the firm plans to pivot to gene and genome editing. Macrae then spoke about
SB-525 for hemophilia A and presented updated follow-up data from the Phase I/II Alta study
released in December at the 2019 ASH conference. Sangamo completed the transfer of the SB525 IND to Pfizer, which is moving the compound into a Phase III registrational trial in 2020 and
has already commenced enrolling patients into a Phase III lead-in study. Sangamo could receive
payments of $300m from Pfizer in addition to sales royalties in the low teens to 20% to help pay
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for research in the years to come. We should wait and watch over the next three months to see
how this program progresses.
Sangamo went on to talk about ST-920 for Fabry disease and presented slides showing
encouraging preclinical data. The program was granted orphan drug designation by the FDA in
2019, and Sangamo is now recruiting patients for the Phase I/II STAAR study. ST-920 offers a
potentially differentiated treatment for Fabry via a single IV infusion that provides continuous
and possibly life-long expression of endogenously expressed α-Gal A. In addition, it has potential
to deliver efficacy with preserved renal function and reduced cardiac morbidity. Sangamo also
presented results from the Phase I/II THALES study evaluating its ST-400 gene-edited cell
therapy in transfusion-dependent β-thalassemia. Sangamo spoke about its gene editing
platform that allows for targeted gene knock-out or therapeutic gene insertion using zinc finger
DNA-binding proteins. The firm is developing T cells with Gilead/Kite and is harnessing Treg
function with its acquired CAR-Treg technology. CAR-Tregs hold significant potential in the
autoimmune disease space. The company’s first CAR-Treg program, TX-200, is in early
development for kidney transplant rejection. Sangamo plans to develop next-generation CARTreg products with ZFN multiplex editing and mentioned that there are potential CNS
applications for its ZFP-TFs and ZFNs.
Sangamo closed the presentation stating that it is a genomics medicine company with a broad
portfolio across a range of indications including metabolic diseases, immunology, CNS,
hematology, and oncology. It has an in-house cGMP facility and dedicated manufacturing
capacity that provides scale for clinical research and commercial supply. With its strong balance
sheet, the firm has resources to bring it through the end of 2021.
•

At JPM, SpringWorks (SWTX) CEO Saqib Islam highlighted a fast-moving 2019 and presented a
roadmap for a promising 2020. Following a $125m Series B funding in March 2019, the company
went public with a $186m IPO in September. Additionally, SpringWorks inked collaborations
with BeiGene and GlaxoSmithKline for combination studies in various indications. Its lead asset,
gamma secretase inhibitor nirogacestat, is currently being studied in the Phase III DeFi trial for
desmoid tumors. That trial is enrolling with completion expected within a year, and a top-line
readout is planned for 2021. Phase II data in desmoid tumors were also discussed, including an
ORR of 29.4% and median duration of treatment exceeding 25 months in the NCI-sponsored
trial. Perhaps the most exciting development pathway for nirogacestat is as a BCMA potentiator
in multiple myeloma (MM). BCMA-directed therapies could become a new standard in available
MM patients, and nirogacestat has been shown to increase activity of this mechanism by
upregulating BCMA cell surface expression and limiting cleavage of surface-expressed BCMA.
From the presentation, the highlighted collaborations with GlaxoSmithKline and Allogene are
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designed around this strategy and are testing nirogacestat in combination with
GlaxoSmithKline’s belantamab mafodotin and Allogene’s allogeneic BCMA-directed CAR-T,
ALLO-715. These clinical studies are expected to commence in Q1 2020 and H2 2020,
respectively. SpringWorks’ early-phase MEK inhibitor, mirdametinib, was also emphasized for
plexiform neurofibromas. The Phase IIb ReNeu trial testing mirdametinib in these patients is
currently enrolling, with data expected at year’s end. A Phase Ib trial testing the MEK inhibitor
with lifirafenib in patients with RAS/RAF-mutant solid tumors was initiated in the US in Q3 2019
and has started dosing patients in the Australian cohort, potentially opening up the combination
to a large segment of all solid tumor indications. Finally, the company’s RAF fusion and dimer
inhibitor, BGB-3246, was discussed. The drug is being studied through MapKure, a jointly owned
venture with BeiGene, testing BGB-3246 in solid tumors with non-V600 BRAF mutation and
fusions, an area of unmet need. The company moves into 2020 with a stable of near-term
catalysts and enough cash on hand to fund existing clinical trials and to fund operations through
2022. Initiation of the Phase Ib nirogacestat trial in combination with belantamab and the Phase
Ib trial of BGB-3246 in solid tumors, as well as dose selection data from the Phase Ib
mirdametinib + lifirafenib trial, are likely in Q1. Updates from the DeFi trial and mirdametinib +
lifirafenib are planned for the latter half of 2020. Finally, top-line data from DeFi are likely in
mid-2021.
•

Stemline Therapeutics (STML), a company focused on the generation of innovative therapies for
the treatment of cancer, presented fresh updates on its pipeline candidates. The company has
three clinical candidates, including Elzonris (CD123 inhibitor), SL-701 (immunotherapy vaccine),
and SL-801 (XPO1 inhibitor). The company’s lead and only approved candidate, Elzonris, was
approved in the US in December 2018 for blastic plasmacytoid dendritic cell neoplasm (BPDCN).
The majority of the company’s talk focused on first-year sales of Elzonris and its expansion plan
for 2020 and onwards. Elzonris is the first drug to target cancer cells overexpressing the IL-3
receptor (CD123). The drug is composed of a recombinant IL-3 fused to the cytotoxic payload
diphtheria toxin (DT), and when the drug enters the cells the release of DT inhibits protein
synthesis and induces apoptosis. The company’s CEO spoke of some of the challenges that were
overcome in the first year, including raising awareness for prescribers and payers of the benefits
of diagnosis with CD123 overexpression and treating patients with Elzonris. Over the course of
the first year the company declared it had made net sales of $43.2m. These sales were
promising for the company since it spent last year simultaneously building the CD123-related
cancer market while also trying to drive sales of its product. Moving forward the company
discussed its future plans for growth of its existing product, including: European approval in
2020, further raising the profile of BPDCN through education programs, supporting the diagnosis
of CD123 in patients, establishing a telesales team to directly target prescribers, as well as
rolling out a specialized sales team to drive further growth.
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Additionally, the drug is being explored in multiple other indications, including chronic
myelomonocytic leukemia (CMML), acute myeloid leukemia (AML), and myelofibrosis. The
company is expecting to release data in all of these indications between Q3 2020 and Q1 2021.
There was particular emphasis on the CMML indication, which the company reported promising
results on previously in Phase I trials. In the Phase II trials, the company has recently set up a
third arm for the study, and after discussion with the FDA has agreed on novel endpoints in the
CMML space to generate regulatory data for the drug. Important endpoints for stage 3a of the
Phase II study include spleen size reduction, bone marrow changes, and changes in CD123
expression. In the AML indication, the company is setting up a second arm in the Phase II study
to focus on AML patients that displayed a higher expression of CD123. Overall, CD123 is
expected to be a causative factor in all of these indications and therefore these tumors should
respond positively in a similar mechanism to BPDCN. The company briefly brushed over its XPO1
inhibitor SL-801 and the positive results seen in solid tumors in Phase I trials.
Financially, the company emphasized that it had a very comfortable amount of funding to
achieve the late-stage clinical progression planned over the next few years. The company’s cash
total was $174.5m at the end of 2019, and this is largely due to the company selling off
$92m and $76m worth of public offerings in Q1 and Q3 of 2019 respectively. While the company
seems confident of its funding, stocks dropped earlier this week as Q4 2019 sales of Elzonris fell
short by $2m versus that achieved in Q3 2019. Nonetheless, the company’s lead product has
done reasonably well in its debut and there are multiple tactics being employed to drive further
growth. If Elzonris is successful in other indications, it will open considerable opportunities and
provide substantial revenue.
•

Supernus Pharmaceuticals (SUPN) CEO Jack Khattar began the presentation pointing out that
the firm has more than 20 years of experience in the CNS space, specifically ADHD. Its two
existing and profitable products – Trokendi XR (topiramate) for epilepsy and migraine, and
Oxtellar XR (oxcarbazepine) for epilepsy – have combined prescription growth of 7% from
January through November 2019. The company then went on to highlight three of its late-stage
pipeline programs, starting with the quick-acting, non-stimulant ADHD candidate SPN-812
(viloxazine hydrochloride). The NDA was filed in November 2019. SPN-812 was previously
marketed outside the US as an antidepressant. It has a unique mechanism of action and four
Phase III studies have been completed – two in pediatric patients 6–11 years old and the other
two in adolescents 12–17 years of age. SPN-812 demonstrated efficacy starting in week one and
offered significant reduction in hyperactivity and inattention. CEO Khattar commented that the
compound has a remarkable tolerability and safety profile for a CNS product and can allow for
increased dosing by physicians if needed. Supernus expects to launch the drug in 2020. SPN-810
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(molindone hydrochloride) is a new product candidate for impulsive aggression (IA), a condition
for which there are no currently approved products. IA is prevalent in various CNS disorders
including ADHD, autism, bipolar disorder, and PTSD. In late 2019 the company provided topline
results from the first Phase III study and expects to release data in Q1 2020 from the second
Phase III trial. The last clinical program Supernus discussed was SPN-604 (oxcarbazepine) for
bipolar disorder. Phase III trials of the candidate were initiated at the end of 2019. The company
pointed out that oxcarbazepine represents 50% of the drugs used in the psychiatry space, which
has a market opportunity of more than 53 million prescriptions per year. If approved, SPN-604
would be the first oxcarbazepine product for bipolar disorder, with a potential to reach $300m
or more in peak sales should it penetrate just 5% of the psychiatry market. Supernus concluded
the presentation by stating that it has a strong balance sheet and is positioned for continued
growth with its existing products and late-stage portfolio. It provided 2019 net sales guidance of
$390m–$395m.
•

The morning of TG Therapeutics’ (TGTX) J.P. Morgan Healthcare Conference presentation, the
company announced the initiation of a rolling New Drug Application (NDA) to the FDA for
umbralisib, which if approved would be the company’s first approved drug. Both previously
treated marginal zone lymphoma (MZL) and follicular lymphoma (FL) indications will be included
in the single rolling NDA submission, with CEO Mike Weiss explaining that the company had
recently received guidance from the FDA that including the FL indication would be acceptable.
While topline results for the FL cohort of the pivotal UNITY-NHL trial have been released, the full
dataset will be presented this year. Completion of the rolling submission is expected before the
end of H1 2020, and as the company is seeking accelerated approval, it is possible that
umbralisib could be approved as early as the end of 2020.
Focus then shifted to the combination of umbralisib with ublituximab (U2). The combination is
being evaluated in chronic lymphocytic leukemia (CLL) patients in the Phase III UNITY-III trial,
with the study’s primary progression-free survival (PFS) endpoint expected to read out in Q1
2020. Regulatory filings based on UNITY-CLL’s data are anticipated in mid-2020. Weiss also
highlighted combinations containing U2 that will be developed, including U2 plus venetoclax,
but expressed particular enthusiasm for the combination of U2 and their internal BTK inhibitor
TG-1701.
Finally, the company’s development of ublituximab within the multiple sclerosis (MS) space was
discussed. The Phase III ULTIMATE trials are fully enrolled, and topline results are on track to be
released in H2 2020. The company estimates a $1bn–$2bn annual market opportunity for
ublituximab in relapsing MS (competitor CD20 antibody Ocrevus earned over $2bn in 2018 and
is on track to earn ~$4bn in 2019). If approved, TG Therapeutics will position ublituximab as
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having a shorter infusion time than Ocrevus, with equal to better activity, comparable safety,
and a potentially lower price to “optimize patient access”.
•

Theravance Biopharma (TBPH) opened with their mission statement of transforming the
treatment of serious diseases through organ-specific medicines and maintained that they are
unique in their successful discovery, development, and commercialization of such treatments.
As things currently stand, TBPH have two approved drugs currently on the market – Yupelri and
Trelegy, the latter of which originated from and is sold by GSK, but TBPH has a royalty interest.
Both drugs have been approved to treat chronic obstructive pulmonary disease (COPD) and
TBPH are awaiting an additional NDA for Trelegy, which will authorize its use in treating asthma.
Of their two approved drugs, Yupelri, developed and commercialized in a strategic partnership
with Mylan N.V., is the first to follow the organ-selective approach that the company
champions. It is a long-acting muscarinic antagonist that claims to be the first and only oncedaily, nebulized maintenance medicine for COPD. The drug is absorbed directly into lung tissue
and then quickly metabolized in the liver, and its developers assert that such an organ-specific
model allows for greater dose efficacy and lower toxicity. With 9% (~800,000) of COPD patients
using a nebulizer, and 30,000 patients already being prescribed Yupelri through Q4 2019, TBPH
hope that the large pool of potential users will lead to the wide adoption of the drug in the
future. The second drug presented by TBPH was TD-1473, an oral gut-selective pan Janus kinase
(JAK) inhibitor developed to treat inflammatory intestinal diseases. As with Yupelri, TBPH made
the case that its organ specificity allows for superior efficacy and safety than previously available
treatments. TD-1473 is currently undergoing Phase II tests for Crohn’s disease and ulcerative
colitis (UC), with Phase IIb data for UC expected late-2020. Another JAK inhibitor being
developed by TBPH is TD-8236, which is intended for treatment of moderate-to-severe asthma,
for which it is currently undergoing a Phase I biomarker study and a Phase II lung allergen
challenge study. Data from both studies are expected later in 2020. The final drug presented by
TBPH was TD-9855, a norepinephrine reuptake inhibitor for symptomatic neurogenic orthostatic
hypotension (nOH), which itself is a symptom of multiple system atrophy, Parkinson’s disease,
and pure autonomic failure. TBPH see a gap in the market for treating nOH as ~350,000 patients
are currently affected by it, and its available treatments have significant inadequacies.
Encouraging results were obtained from Phase II trials, and the drug’s Phase III program is
ongoing, with results expected in the second half of 2020.

•

2020 is set to be a transformative year for Tricida (TCDA), with the company anticipating FDA
approval of its first ever product, veverimer, in August for the treatment of metabolic acidosis in
chronic kidney disease (CKD). During the Q&A session, management stated its expectation for
an AdComm meeting to take place in Q2 2020, but emphasized that this is due to veverimer
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likely being the first therapy approved for the indication rather than concerns over the clinical
trial data in the NDA. Metabolic acidosis is an area of substantial unmet need as there are no
therapies currently approved, and the current method of managing the disease via sodium
bicarbonate supplementation failed to show any benefit versus placebo on physical function,
quality of life, or CKD progression in critically ill patients with severe metabolic acidosis in a
recent UK study. In addition, the company referred investors to two analyses which suggested
that sodium-based alkali therapy cancels out the renal and cardiovascular protective effects of
angiotensin-receptor blocker therapy, likely by worsening hypertension and fluid retention.
Thus, CEO Gerrit Klaerner argued that veverimer’s unique mode of action, which selectively
removes HCl from the blood without affecting sodium levels, could provide a safer and more
effective alternative to current treatment strategies. After reviewing veverimer’s promising
TRCA-301 and TRCA-301E pivotal trial data, which have thus far demonstrated improvements in
the surrogate marker of serum bicarbonate levels and physical function tests vs placebo, the
company also touted the attractive health economic benefits of veverimer treatment. Metabolic
acidosis is caused by chronic kidney disease (CKD), but is also a driver of further progression of
CKD, thus Klaerner stated that veverimer has the potential to provide substantial savings by
delaying the progression of CKD and other adverse effects such as loss of bone density and
muscle wasting. The remainder of the presentation detailed the company’s commercial strategy
and peak sales estimates. Tricida intends to use its team of 20 medical science liaisons to initiate
physician education programs from Q1 2020 and hire an 85-strong sales force in Q2 2020 to
target 5,000 nephrologists, which the company believes will provide access to 80% of the
600,000 nephrologist-treated metabolic acidosis patients in the US. Klaerner also indicated net
pricing of $1,400–$2,100 per month (approximately $14,000 per year after factoring in realworld compliance and persistence), and guided for peak US revenues of $2.1bn, assuming a 25%
market share in nephrologist-treated patients.
•

Turning Point Therapeutics (TPTX) CEO Athena Countouriotis gave an overview of the four
tyrosine kinase inhibitors (TKIs) being developed by the company, three of which are in clinical
trials. The company’s proprietary macrocycle platform allows for the development of compact
inhibitors that bind completely inside the ATP pocket and retain activity despite the presence of
solvent front or gatekeeper mutations which arise as resistance mechanisms to current TKIs. As
such, Turning Point’s TKIs have the potential for longer duration of response in the TKI
treatment-naïve setting as well as the potential to treat patients resistant to current TKIs.
Repotrectinib, the most clinically advanced candidate, targets wild-type and mutant ROS1 and
TRK kinases, as well as JAK2, SRC, and FAK kinases. Inhibition of the latter three kinases leads to
modulation of STAT3, one of the major signaling pathways for both intrinsic and acquired TKI
resistance. At JPM, Countouriotis said that they expect to present preclinical data supporting the
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combination of repotrectinib with other TKIs in H1 2020. Such a combination could expand the
use of repotrectinib beyond ROS1 and TRK mutated cancer.
The Phase I portion of TRIDENT-1, evaluating repotrectinib in ROS1+ NSCLC, has reported
preliminary efficacy in the treatment-naïve setting with an ORR of 91% (10/11) and a 65%
likelihood of duration of response ≥18 months. In three patients with intracranial metastases,
the ORR was 100%. Duration of response in these patients was 14.8+, 17.6+, and 23.1 months.
Repotrectinib has also shown preliminary efficacy in the TKI-pretreated setting with a confirmed
ORR of 57% (4/7) at the recommended Phase II dose. These patients had been treated with one
line of TKI and one line of platinum chemotherapy, a setting with no approved targeted agents
and for which repotrectinib was recently granted Fast Track designation by the FDA. In four
patients with intracranial metastases the ORR was 55%. In seven patients with one or two prior
lines of TKIs with G2032 solvent front mutation, the ORR was 43%. Countouriotis noted that
repotrectinib is the only agent to have shown clinical activity against this mutation. As of 6
January 2020, 35% of patients (14/40) remain on treatment, of which 50% have been on
treatment for more than 24 months. Countouriotis explained that this was a testament to the
safety profile as well as the commercial potential if approved.
The pivotal Phase II portion of TRIDENT-1 continues site activation and patient enrollment. The
trial will enroll five pivotal cohorts and one exploratory cohort. Three of the pivotal cohorts will
be in ROS1+ NSCLC and will enroll: (i) TKI-naïve patients (n=55), (ii) third-line patients treated
with one prior ROS1 TKI and one line of platinum-based chemotherapy (n=100), and (iii) fourthline patients treated with two prior ROS1 TKIs and one line of platinum-based chemotherapy
(n=40).Two of the pivotal cohorts will be in NTRK+ solid tumors and will enroll either TRK TKI
naïve (n=55) or TRK TKI pretreated patients (n=40). The exploratory cohort (n=30) will enroll
ROS1+ NSCLC patients with one prior ROS1 TKI and no prior chemotherapy. The rationale for
this exploratory cohort is to lay the groundwork in case the treatment landscape shifts and
chemotherapy is no longer used. Early interim data from initial patients in the pivotal cohorts
are expected in H2 2020.
Turning Point’s second asset, TPX-0022, is a MET inhibitor which also inhibits SRC and CSF1R. A
Phase I basket study in MET+ solid tumors (n=30) initiated in July 2019 and early interim data
are expected in H2 2020. The Phase II portion of the trial (n=80) will enroll MET Exon14 deletion
NSCLC patients (either naïve or pretreated with a MET inhibitor) and MET amplification cancers
(NSCLC, gastric or gastro-esophageal junction cancers, or hepatocellular carcinoma). The Phase II
trial will also have an exploratory cohort enrolling MET kinase domain mutation or MET fusion
cancers regardless of their tissue origin.
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TPX-0046 is a RET/SRC inhibitor active against the RET solvent-front mutation G810R. A Phase I
basket study is enrolling solid tumor patients with RET genetic alteration (either mutations or
fusions). Once the recommended Phase II dose is determined, the company will discuss with the
FDA whether the Phase II dose expansion trial can be registrational. The Phase II expansion
study (n=300) will enroll six cohorts: two RET fusion+ NSCLC cohorts, two RET mutation+ thyroid
carcinoma cohorts, and two other solid tumors cohorts (with either a RET fusion or a RET
mutation). For each pair of cohorts, one will enroll RET TKI naïve patients while the other will
enroll patients treated with one prior RET TKI.
Turning Point’s final asset is TPX-0131, an ALK inhibitor for ALK+ NSCLC and other solid tumors.
IND-enabling studies are currently ongoing, with an IND planned by early 2021.
As of 30 September 2019, Turning Point Therapeutics had $424m in assets, which is expected to
fund operations beyond 2021.
•

UroGen (URGN) CEO Liz Barrett’s presentation primarily focused on UGN-101 and UGN-102,
two products that the company intends to build their foundation upon and believe represent a
combined $1bn peak revenue opportunity. Presently, UGN-101’s final data have been submitted
to the FDA, and an 18 April PDUFA date has been set. Based on discussions with the agency, the
company does not expect that an Oncologic Drugs Advisory Committee (ODAC) meeting will be
called. Indeed, with UGN-101’s strong clinical results, combined with the fact that the standard
of care for low-grade upper tract urothelial carcinoma (LG-UTUC) patients involves repetitive
TURBT surgeries or even kidney removal, there is reason for optimism for a smooth review
process as UGN-101 has the potential to be a welcome addition to the treatment of this patient
segment. Barrett stated that the company intends to have functional C codes and J codes for
Medicare reimbursement finalized by the end of 2020, which will help with the execution of a
“typical launch curve”, and that the company has made good progress in gaining recognition for
UGN-101 among urologists. In terms of UGN-102 in intermediate-risk low-grade non-muscle
invasive bladder cancer (LG-NMIBC), encouraging Phase IIb data have prompted the company to
begin planning a pivotal Phase III trial. UroGen will finalize the trial design in a formal meeting
with the FDA scheduled in Q1 2020, but discussions so far with the agency indicate that UGN102 will need to be tested head-to-head against the current standard of care, TURBT surgery.
Though it seems that showing superiority over TURBT will be difficult to do, it is worth noting
that showing non-inferiority to TURBT would also be viewed as clinically significant. UroGen
commented that both superiority and non-inferiority were likely to be evaluated, and that the
pivotal study is planned to initiate in H2 2020.
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•

The CEO of Urovant Sciences (UROV), Keith Katkin, began on investment highlights of the
company, including the vibegron NDA that was submitted in December 2019. The company
expects the FDA to accept the NDA filing in the first quarter of 2020. The approval for vibegron is
projected for December 2020. The new partnership with Sumitomo Dainippon provides Urovant
with access to capital and commercial infrastructure. Urovant's current pipeline includes
vibegron for the indications of overactive bladder (OAB), OAB in men with BPH, and IBSassociated pain. Topline data for vibegron in IBS-associated pain are expected in the second half
of 2020. Urovant is also developing URO-902 for OAB and is currently in Phase II with enrollment
of cohort 1 expected to be completed in the second half of 2020. Topline results are expected in
2021. The company anticipates the commercial launch of vibegron for OAB in 2021. The
company is also preparing to begin a pediatric clinical program of vibegron for OAB next year.

•

Much of Ziopharm Oncology’s (ZIOP) presentation at JPM was predominately geared towards
highlighting the multiple catalysts expected in Q1 and Q2 2020, and emphasizing their
dedication towards the development of next-generation immunotherapies for the treatment of
solid tumors, using their Sleeping Beauty platform and controlled IL-12 platform. Ziopharm’s
clinical pipeline mainly consists of a Sleeping Beauty TCR-T cell therapy for the treatment of solid
tumors, CD19 CAR-T cell therapy for the treatment of leukemia/lymphoma, and controlled IL-12
for the treatment of recurrent glioblastoma (rGBM). Data highlights from the pipeline included
Phase I results of the controlled IL-12 monotherapy trial in rGBM demonstrating an increase in
immune cells, a decrease in tumor cells, and an improvement in overall survival, indicating the
potential to expand into other tumor indications.
Furthermore, CEO Laurence Cooper discussed Ziopharm’s rationale behind treating solid tumors
with TCR-T cells. Ziopharm plans to initiate two TCR-T cell clinical trials with two different clinical
approaches. The first trial will have a personalized TCR-T cell process for the treatment of solid
tumors. The IND for Phase II trials has been cleared and will be conducted at the National
Cancer Institute in H1 2020. The second approach will be a creating a ‘library’ of TCR options,
and treating the patient based on a screening process for shared neoantigens in ‘hotspots’ with
the selected TCRs from the library expressed within T-cells; Ziopharm plans to expand the TCR
library over the course of 2020.
Multiple milestones are expected for H1 2020, including: Phase II enrollment and initial data
readout of controlled IL-12 and Libtayo in rGBM, Phase I enrollment of the Sleeping Beauty
CD19-CAR-T RPM trial, Phase I data readout of controlled IL-12 in combination with Opdivo in
rGBM, and a data readout from controlled IL-12 as a monotherapy in an expanded cohort of
rGBM.
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Additionally, the company noted its cash balance of more than ~$100m, which is sufficient to
fund the planned operations into the first half of 2021 and allow for visibility into additional
clinical milestones/data readouts in the three core programs.
•

Zymeworks (ZYME) focused on promoting its two leading drug candidates, ZW25 and ZW49,
and detailed their two-pronged plan on establishing their drugs as major players in the
marketplace. With ZW25, a biparatopic antibody, Zymeworks aims to displace Herceptin as the
foundational treatment of HER2-expressing cancers, pointing out how ZW25 has shown early
clinical activity.
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Product Updates from Biomedtracker/Meddevicetracker
Acceleron Pharma, Inc. (XLRN)
Reblozyl for Thalassemia
Event Date:

11/30/2019

Event Type:

Progress Update - Product Launch (U.S.) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Hematology

Lead Company:

Acceleron Pharma, Inc. (XLRN)

Partner Companies:

Bristol-Myers Squibb (BMY)

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
Acceleron announced an update on Reblozyl beta-thalassemia US commercial launch. The
commercialization is progressing, with the package insert and joint launch training were ready in
November 2019. In addition, all centers of excellence as well as key accounts have been engaged
within the first month of the launch to raise awareness.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (XLRN, Slide 26)

Aeglea BioTherapeutics, Inc. (AGLE)
AEB4104 for Cystinuria
Event Date:

01/13/2020
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Event Type:

Regulatory - Progress Update (Clinical Analysis)

Trial Name:

Phase I/II - Homocystinuria (UK)

Market Group:

Metabolic

Lead Company:

Aeglea BioTherapeutics, Inc. (AGLE)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Aeglea BioTherapeutics announced it has filed a Clinical Trial Application (CTA) with the United
Kingdom’s Medicines and Healthcare Products Regulatory Agency (MHRA) for ACN00177, a novel
engineered human enzyme therapy designed to treat homocystinuria. The Company expects to
initiate a Phase I/II trial in the second quarter of 2020.
Source:
Press Release 01/13/2020 (AGLE)
J.P. Morgan Healthcare Conference 01/15/2020 (AGLE, Slide 4)

AEB5100 for Cystinuria
Event Date:

01/15/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Metabolic

Lead Company:

Aeglea BioTherapeutics, Inc. (AGLE)

Partner Companies:

N/A
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Phase:

Preclinical

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Aeglea announced that AEB5100 is currently in IND-enabling studies. Early proof-of-concept
preclinical data showed that AEB5100 lowers plasma cysteine, urine cystine levels, and reduces
kidney stone formation in disease model. An IND/CTA for AEB5100 in cystinuria is expected in the
second half of 2020.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (AGLE, Slide 31)

Agios Pharmaceuticals, Inc. (AGIO)
Mitapivat for Pyruvate Kinase Deficiency
Event Date:

12/31/2019

Event Type:

Trial Announcement - Patient Enrollment Completed (Clinical
Analysis)

Trial Name:

Phase III - ACTIVATE-T

Market Group:

Metabolic

Lead Company:

Agios Pharmaceuticals, Inc. (AGIO)

Partner Companies:

N/A

Phase:

III

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

64% (2% Above Avg.)
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Average Approval:

62%

Analysis:
Agios announced the company completed enrollment of ACTIVATE-T, a Phase III single-arm trial
evaluating mitapivat in regularly transfused adults with PK deficiency.
Source:
Press Release 01/13/2020
J.P. Morgan Healthcare Conference 01/13/2020 (AGIO)

Akeso Biopharma, Inc.
AK104 for Cervical Cancer
Event Date:

01/15/2020

Event Type:

Trial Announcement - Regulatory Approval to Initiate (Clinical
Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Akeso Biopharma, Inc.

Partner Companies:

N/A

Phase:

IND

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Akeso lists an IND has been filed and approved in the U.S. for AK104 for the treatment of 2L/3L
cervical cancer.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (Akeso, Slide 7)
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Alexion Pharmaceuticals, Inc. (ALXN)
Ultomiris for Amyotrophic Lateral Sclerosis (ALS)
Event Date:

01/14/2020

Event Type:

Trial Announcement (Clinical Analysis)

Trial Name:

Phase III - CHAMPION-ALS

Market Group:

Neurology

Lead Company:

Alexion Pharmaceuticals, Inc. (ALXN)

Partner Companies:

Xencor (XNCR)

Phase:

IND

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Alexion Pharmaceuticals announced the planned initiation of a pivotal Phase III study of ULTOMIRIS
(ravulizumab) in amyotrophic lateral sclerosis (ALS). Alexion submitted an investigational new drug
application (IND) for ULTOMIRIS in ALS to the FDA in the fourth quarter of 2019 and plans to initiate
the Phase III study this quarter.
Phase III Study Design
The 50-week global study, called CHAMPION-ALS, will evaluate approximately 350 adults across a
broad patient population, and the primary study endpoint will be change from baseline in ALS
functional rating scale-revised (ALSFRS-R) score. Secondary endpoints will include ventilation
assistance-free survival (VAFS), respiratory capacity, muscle strength, neurofilament light chain
(NfL) serum concentrations and safety. The Phase III CHAMPION-ALS trial is a randomized, doubleblind, placebo-controlled multicenter global study designed to evaluate the efficacy and safety of
ULTOMIRIS across a broad ALS population.
Study participants will be randomized on a 2:1 basis to receive ULTOMIRIS or placebo every 8
weeks following an initial loading dose and may continue to receive their existing standard of care
treatment for ALS. After 50 weeks, all patients will receive ULTOMIRIS in a 2-year open-label
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extension phase of the study. The study will be conducted at approximately 90 clinical trial sites
across North America, Europe and Asia-Pacific.

Source:
Press Release 01/14/2020
J.P. Morgan Healthcare Conference 01/14/2020 (ALXN, Slide 17)

Ultomiris for Amyotrophic Lateral Sclerosis (ALS)
Event Date:

12/31/2019

Event Type:

Regulatory - IND Filing (Clinical Analysis)

Trial Name:

N/A

Market Group:

Neurology

Lead Company:

Alexion Pharmaceuticals, Inc. (ALXN)

Partner Companies:

Xencor (XNCR)

Phase:

IND

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Alexion submitted an investigational new drug application (IND) for ULTOMIRIS in ALS to the FDA in
the fourth quarter of 2019.
Source:
Press Release 01/14/2020
J.P. Morgan Healthcare Conference 01/14/2020 (ALXN)
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Ultomiris for Paroxysmal Nocturnal Hemoglobinuria (PNH)
Event Date:

01/14/2020

Event Type:

Trial Announcement - Patient Enrollment Completed (Clinical
Analysis)

Trial Name:

Phase III - Subcutaneous

Market Group:

Autoimmune/immunology

Lead Company:

Alexion Pharmaceuticals, Inc. (ALXN)

Partner Companies:

Xencor (XNCR)

Phase:

Approved

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
Alexion announced the company just recently completed enrollment for its Phase III program of
Ultomiris SubQ. Phase III core data readout are expected in the second quarter of 2020.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (ALXN, Slide 13)

ALXN1830 for Myasthenia Gravis (MG)
Event Date:

01/14/2020

Event Type:

Trial Announcement - Initiation (Clinical Analysis)

Trial Name:

Phase I - SC (Healthy Volunteers)

Market Group:

Autoimmune/immunology

Lead Company:

Alexion Pharmaceuticals, Inc. (ALXN)
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Partner Companies:

N/A

Phase:

I

Change to Likelihood of Approval:

14%

Likelihood of Approval:

14% (Same As Avg.)

Average Approval:

14%

Analysis:
Alexion announced that the company has initiated a subcutaneous ALXN1830 program in healthy
volunteers and are warming up for a MG study later in 2020.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (ALXN, Slide 25)

Alkermes plc (ALKS)
IL-10-Fc program (Alkermes) for Solid Tumors
Event Date:

01/15/2020

Event Type:

Trial Data - Preclinical Results (Clinical Analysis)

Trial Name:

Preclinical Studies

Market Group:

Oncology

Lead Company:

Alkermes plc (ALKS)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A
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Analysis:
Alkermes announced preclinical results of the IL-10-Fc program for the treatment of solid tumors at
the J.P. Morgan Conference on January 15, 2020.
Results
•
•
•
•

IL-10-Fc fusion proteins delayed tumor growth and provided a number of complete
responses in a murine model of colorectal cancer
IL-10-Fc fusion proteins activated CD8+ T cells and reduced regulatory T cells in tumor
microenvironment
Weekly dosing of human IL-10-Fc achieved similar efficacy to daily dosing
Enhanced potency relative to IL-10 on select immune cells mediated by Fc receptor
interaction

Conclusion
This data demonstrated anti-tumor activity and potential for weekly dosing.

Source:
J.P. Morgan Healthcare Conference 01/15/2020 (ALKS, Slide 23)

HDAC CoREST Inhibitor Program (Alkermes) for Neurology - Other
Event Date:

01/15/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Neurology

Lead Company:

Alkermes plc (ALKS)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A
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Analysis:
Alkermes announced that the HDAC CoREST inhibitor program is currently in preclinical
development and is currently pursuing IND-enabling activities with potential utility across
neurodegenerative diseases such as Alzheimer’s Disease as well as orphan diseases such as
frontotemporal dementia and Huntington’s Disease.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (ALKS, Slide 33)

Allogene Therapeutics, Inc. (ALLO)
ALLO-605 for Multiple Myeloma (MM)
Event Date:

01/13/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Allogene Therapeutics, Inc. (ALLO)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Allogene currently lists ALLO-605, a TurboCAR therapy, in preclinical development for the treatment
of multiple myeloma.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (ALLO, Slide 10)
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Anti DLL3 CAR-T Program (Allogene) for Small Cell Lung Cancer (SCLC)
Event Date:

01/13/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Allogene Therapeutics, Inc. (ALLO)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Allogene continues to list their DLL3 therapy in preclinical development for the treatment of small cell
lung cancer.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (ALLO, Slide 10)

Almirall Prodesfarma, S.A. (ALM:SM)
ALM12845 for Hair Loss (Alopecia)
Event Date:

01/15/2020

Event Type:

Regulatory - MAA Submission (Europe) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Dermatology

Lead Company:

Almirall Prodesfarma, S.A. (ALM:SM)
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Partner Companies:

N/A

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

16% (Same As Avg.)

Average Approval:

16%

Analysis:
Almirall announced that finasteride (ALM12845) and terbinafine (ALM12834) have been submitted to
the EMA and are now under registration for MAA authorization.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (Almirall)

ALM12834 for Fungal Infections - Non-Systemic
Event Date:

01/15/2020

Event Type:

Progress Update - Development Review (Clinical Analysis)

Trial Name:

N/A

Market Group:

Infectious disease

Lead Company:

Almirall Prodesfarma, S.A. (ALM:SM)

Partner Companies:

N/A

Phase:

III

Change to Likelihood of Approval:

0%

Likelihood of Approval:

61% (Same As Avg.)

Average Approval:

61%

Analysis:
Almirall announced that finasteride (ALM12845) and terbinafine (ALM12834) do not fit the current
strategy of the company and as such, Almirall will be out-licensing these products. Finasteride
(ALM12845) and terbinafine (ALM12834) are under EMA registration.
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Source:
J.P. Morgan Healthcare Conference 01/15/2020 (Almirall)

ALM12845 for Hair Loss (Alopecia)
Event Date:

01/15/2020

Event Type:

Progress Update - Development Review (Clinical Analysis)

Trial Name:

N/A

Market Group:

Dermatology

Lead Company:

Almirall Prodesfarma, S.A. (ALM:SM)

Partner Companies:

N/A

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

16% (Same As Avg.)

Average Approval:

16%

Analysis:
Almirall announced that finasteride (ALM12845) and terbinafine (ALM12834) do not fit the current
strategy of the company, and as such, Almirall will be out-licensing these products. Finasteride
(ALM12845) and terbinafine (ALM12834) are under EMA registration.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (Almirall)

ALM12834 for Fungal Infections - Non-Systemic
Event Date:

01/15/2020

Event Type:

Regulatory - MAA Submission (Europe) (Clinical Analysis)
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Trial Name:

N/A

Market Group:

Infectious disease

Lead Company:

Almirall Prodesfarma, S.A. (ALM:SM)

Partner Companies:

N/A

Phase:

III

Change to Likelihood of Approval:

0%

Likelihood of Approval:

61% (Same As Avg.)

Average Approval:

61%

Analysis:
Almirall announced that finasteride (ALM12845) and terbinafine (ALM12834) have been submitted to
the EMA and are now under registration for MAA authorization.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (Almirall)

Alnylam Pharmaceuticals, Inc. (ALNY)
ALN-HBV02 for Hepatitis B (HBV) Treatment (Antiviral)
Event Date:

01/13/2020

Event Type:

Trial Data - Updated Results (Clinical Analysis)

Trial Name:

Phase I/II - 1001 (Healthy Volunteers)

Market Group:

Infectious disease

Lead Company:

Alnylam Pharmaceuticals, Inc. (ALNY)

Partner Companies:

Vir Biotechnology (VIR)
Brii Biosciences

Phase:

II
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Change to Likelihood of Approval:

0%

Likelihood of Approval:

27% (Same As Avg.)

Average Approval:

27%
Treatment

Treatment Description

VIR-2218

Number of Patients

N/A

Number of Evaluable Patients

N/A

Mean Reduction in HBsAg

1.500 log

Analysis:
Vir Biotechnology presented updated results from the the ongoing Phase II trial of VIR-2218, an
HBV-targeting small interfering ribonucleic acid (siRNA) being developed for the functional cure of
HBV at the J.P. Morgan Healthcare Conference on January 14, 2020.
Data from this study were last seen in November 2019.
Context
Data through at least week 16 on all VIR-2218 dose cohorts are expected to be available in the first
half of 2020. The company anticipates that two new trials with VIR-2218 will start later in 2020,
including a Phase II trial of VIR-2218 in China, in collaboration with Brii Biosciences, and a Phase II
combination trial of VIR-2218 and pegylated interferon-alpha (PEG-IFN-⍺). In addition, VIR-3434, an
HBV-neutralizing monoclonal antibody (mAb) designed to block entry of all 10 genotypes of HBV into
hepatocytes, reduce the level of virions and subviral particles in the blood, and potentially function as
a T cell vaccine, is on track for clinical trial application (CTA) approval in the first half of 2020.
Results
All HBeAg negative and positive patients who received two doses of 200 mg of VIR-2218 (n=6)
achieved at least a 1.0 log10 decline in HBsAg. At Day 85, a mean decline of 1.5 log10 was
observed in both HBeAg negative and positive patients.
No alanine aminotransaminase (ALT) abnormalities greater than or equal to three times the upper
limit of normal have been observed in any person treated with VIR-2218, including the 37 healthy
volunteers given up to 900 mg of VIR-2218 and the 24 patients who received up to two doses of 200
mg of VIR-2218.
Most Common Adverse Events
New data continue to show that VIR-2218 continues to be generally well-tolerated.

January 2020|136

Source:
J.P. Morgan Healthcare Conference 01/13/2020 (VIR)
J.P. Morgan Healthcare Conference 01/14/2020 (VIR, Slides 9-12)

AMAG Pharmaceuticals, Inc. (AMAG)
Ciraparantag for Drug Toxicity
Event Date:

01/16/2020

Event Type:

Trial Data - Top-Line Results (Clinical Analysis)

Trial Name:

Phase I - Healthy Volunteers

Market Group:

Not Specified

Lead Company:

AMAG Pharmaceuticals, Inc. (AMAG)

Partner Companies:

Daiichi Sankyo (DSKYF)

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

27% (3% Above Avg.)

Average Approval:

24%

Analysis:
AMAG announced results from its Healthy volunteer study of Ciraparantag for reversals of novel oral
anticoagulant drugs.
Results
Whole blood clotting time was reversed to within 10% of baseline within 30 minutes and was
sustained for 24 hours. 0%, 58.3%, 66.7%, and 100% of subjects were analyzed as responders in
the placebo, Ciraparantag 60 mg, Ciraparantag 120 mg, and Ciraparantag 180 mg arms,
respectively.

Source:
J.P. Morgan Healthcare Conference 01/16/2020 (AMAG, Slide 21)
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AMAG-423 for Eclampsia/Pre-Eclampsia
Event Date:

01/16/2020

Event Type:

Trial Data - Top-Line Results
(Clinical Analysis)

Trial Name:

Phase II - DEEP

Market Group:

Obstetrics/Gynecology

Lead Company:

AMAG Pharmaceuticals, Inc.
(AMAG)

Partner Companies:

Velo Bio

Phase:

III

Change to Likelihood of Approval:

0%

Likelihood of Approval:

62% (Same As Avg.)

Average Approval:

62%
Placebo

Treatment

Treatment Description

Placebo

Digoxin
Immune Fab

Number of Patients

N/A

N/A

Number of Evaluable Patients

N/A

N/A

Patients with Intraventricular Hemorrhage
Severe Grades 3 and 4

3
Patients

0 Patients
(P= 0.2400)

Patients with necrotizing enterocolitis

3
Patients

1 Patients
(P= 0.6100)

Patient Deaths

2
Patients

0 Patients
(P= 0.4900)

Analysis:
AMAG provided results from the Phase II DEEP study of AMAG-423 at the 2020 J.P. Morgan
Healthcare Conference on January 16, 2020.
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Results
For results, see table above.

Source:
J.P. Morgan Healthcare Conference 01/16/2020 (AMAG, Slide 27)

Amgen, Inc. (AMGN)
MP0310 for Solid Tumors
Event Date:

01/16/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Amgen, Inc. (AMGN)

Partner Companies:

Molecular Partners (MOLN.SW)

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

6% (Same As Avg.)

Average Approval:

6%

Analysis:
Molecular Partners announced that, per their licensing deal with Amgen, the company can
independently develop a combination of MP0310 with other DARPin therapeutics, and that this
combination is in preclinical development. The company aims to file an IND for this later in 2020.
Source:
J.P. Morgan Healthcare Conference 01/16/2020 (Molecular Partners)
J.P. Morgan Healthcare Conference 01/16/2020 (Molecular Partners Presentation, Slide 20)
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Blincyto for Acute Lymphoblastic Leukemia (ALL)
Event Date:

01/15/2020

Event Type:

Regulatory - Filing for Approval (Emerging Markets) (Clinical
Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Amgen, Inc. (AMGN)

Partner Companies:

AstraZeneca (AZN)
Dr. Reddy's (RDY)
Astellas (4503:JP)

Phase:

Approved

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
BeiGene announced the Company has filed an NDA with the National Medical Products
Administration (NMPA) in China for the approval of Blincyto for the treatment of acute lymphoblastic
leukemia (ALL).
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (BGNE, Slide 17)

Kyprolis for Multiple Myeloma (MM)
Event Date:

01/15/2020

Event Type:

Regulatory - Filing for Approval (Emerging Markets) (Clinical
Analysis)
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Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Amgen, Inc. (AMGN)

Partner Companies:

Ligand (LGND)
Dr. Reddy's (RDY)
Ono (4528:JP)
BeiGene (BGNE)

Phase:

Approved

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
BeiGene announced the Company has filed an NDA with the National Medical Products
Administration (NMPA) in China for the approval of Kyprolis for the treatment of multiple myeloma
(MM).
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (BGNE, Slide 17)

AMG 510 for Non-Small Cell Lung Cancer (NSCLC)
Event Date:

01/14/2020

Event Type:

Trial Announcement - Patient Enrollment Completed (Clinical
Analysis)

Trial Name:

Phase I/II - KRAS p.G12C Mutation

Market Group:

Oncology

Lead Company:

Amgen, Inc. (AMGN)
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Partner Companies:

N/A

Phase:

II

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

13% (3% Above Avg.)

Average Approval:

10%

Analysis:
Amgen announced that enrollment has been completed for the Phase II study evaluating AMG 510
for the treatment of non-small cell lung cancer (NSCLC). They also expect initial data in 2020.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (AMGN, Slide 6)

AMG 510 for Non-Small Cell Lung Cancer (NSCLC)
Event Date:

01/13/2020

Event Type:

Partnership - Announcement (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Amgen, Inc. (AMGN)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

13% (3% Above Avg.)

Average Approval:

10%

Analysis:
Guardant Health announced a strategic collaboration to develop and help support commercialization
of a blood-based companion diagnostic (CDx) test for Amgen’s AMG 510, an investigational oral
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therapy that inhibits KRAS G12C mutant protein, globally. Under the agreement, Guardant Health
will pursue U.S. Food and Drug Administration (FDA) Pre-Market Approval, Japan Pharmaceutical
and Medical Device Agency Approval, and European CE-Mark for Guardant360 CDx as a
companion diagnostic for AMG 510 in metastatic non-small cell lung cancer (NSCLC) patients with
the KRAS G12C mutation.
AMG 510 is the first-in-class KRAS G12C inhibitor to advance to the clinic, and Amgen is currently
enrolling patients in a potentially registrational Phase II study. The FDA granted Orphan Drug
Designation to AMG 510 for previously treated metastatic NSCLC and colorectal cancer with KRAS
G12C mutation and Fast Track Designation for previously treated metastatic NSCLC with KRAS
G12C mutation.

Source:
Press Release 01/13/2020 (GH)
Press Release 01/13/2020 (AMGN)
J.P. Morgan Healthcare Conference 01/13/2020 (GH)
J.P. Morgan Healthcare Conference 01/13/2020 (GH, Presentation Slides)

Amicus Therapeutics, Inc. (FOLD)
AAV-CLN6 for Neuronal Ceroid Lipofuscinosis (NCL)
Event Date:

11/27/2019

Event Type:

Regulatory - Orphan Drug Designation (U.S.) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Metabolic

Lead Company:

Amicus Therapeutics, Inc. (FOLD)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

27% (3% Above Avg.)

Average Approval:

24%
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Analysis:
Amicus Therapeutics announced that the U.S. Food and Drug Administration (FDA) granted Orphan
Designation status to non-replicating recombinant, self-complementary adeno-associated virus
serotype 9 containing the human CLN6 gene for the treatment of CLN6 Batten disease.
Source:
www.fda.gov 11/27/2019 (Orphan Designation)
J.P. Morgan Healthcare Conference 01/13/2020 (FOLD)

CLN3 Batten Disease Program (Amicus) for Neuronal Ceroid Lipofuscinosis (NCL)
Event Date:

11/26/2019

Event Type:

Regulatory - Orphan Drug Designation (U.S.) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Metabolic

Lead Company:

Amicus Therapeutics, Inc. (FOLD)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

24% (Same As Avg.)

Average Approval:

24%

Analysis:
Amicus Therapeutics announced that the U.S. Food and Drug Administration (FDA) has granted
Orphan Drug Designation status to non-replicating recombinant, self-complementary adenoassociated virus serotype 9 containing the human CLN3 gene for the treatment of CLN3 Batten
disease.
Source:
www.fda.gov 11/26/2019 (Orphan Designation)
J.P. Morgan Healthcare Conference 01/13/2020 (FOLD)
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CLN3 Batten Disease Program (Amicus) for Neuronal Ceroid Lipofuscinosis (NCL)
Event Date:

01/13/2020

Event Type:

Regulatory - Orphan Drug Designation (Europe) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Metabolic

Lead Company:

Amicus Therapeutics, Inc. (FOLD)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval: 0%
Likelihood of Approval:

24% (Same As Avg.)

Average Approval:

24%

Analysis:
Amicus Therapeutics announced that CLN3 has been granted orphan drug designation by the EMA
for the treatment of CLN3 Batten disease.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (FOLD)

AAV-CLN6 for Neuronal Ceroid Lipofuscinosis (NCL)
Event Date:

01/13/2020

Event Type:

Regulatory - Orphan Drug Designation (Europe) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Metabolic

Lead Company:

Amicus Therapeutics, Inc. (FOLD)

Partner Companies:

N/A
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Phase:

II

Change to Likelihood of Approval: 0%
Likelihood of Approval:

27% (3% Above Avg.)

Average Approval:

24%

Analysis:
Amicus Therapeutics announced that CLN6 has been granted orphan drug designation by the EMA
for the treatment of CLN6 Batten disease.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (FOLD)

AAV-CLN6 for Neuronal Ceroid Lipofuscinosis (NCL)
Event Date:

01/13/2020

Event Type:

Regulatory - Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Metabolic

Lead Company:

Amicus Therapeutics, Inc. (FOLD)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

27% (3% Above Avg.)

Average Approval:

24%

Analysis:
Amicus Therapeutics announced that its candidates, CLN3 and CLN6, have been granted Rare
Pediatric Disease Designation by the Food and Drug Administration (FDA).
Source:
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J.P. Morgan Healthcare Conference 01/13/2020 (FOLD)

CLN3 Batten Disease Program (Amicus) for Neuronal Ceroid Lipofuscinosis (NCL)
Event Date:

01/13/2020

Event Type:

Regulatory - Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Metabolic

Lead Company:

Amicus Therapeutics, Inc. (FOLD)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

24% (Same As Avg.)

Average Approval:

24%

Analysis:
Amicus Therapeutics announced that its candidates, CLN3 and CLN6, have been granted Rare
Pediatric Disease Designation by the Food and Drug Administration (FDA).
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (FOLD)

Galafold for Fabry's Disease
Event Date:

01/14/2020

Event Type:

Regulatory - Approval (Emerging Markets) (Clinical Analysis)

Trial Name:

N/A
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Market Group:

Metabolic

Lead Company:

Amicus Therapeutics, Inc. (FOLD)

Partner Companies:

GlaxoSmithKline (GSK)

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
Amicus Therapeutics announced that in addition to regulatory approval of Galafold in Argentina,
Galafold has also been approved by regulatory agencies in Brazil and Colombia.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (FOLD, Slide 15)

AnaptysBio, Inc. (ANAB)
ANB030 for Inflammatory Disorders
Event Date:

12/31/2019

Event Type:

Regulatory - IND Filing (Clinical Analysis)

Trial Name:

N/A

Market Group:

Autoimmune/immunology

Lead Company:

AnaptysBio, Inc. (ANAB)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)
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Average Approval:

N/A

Analysis:
AnaptysBio announced that an Investigational New Drug (IND) was filed for ANB030 for the
treatment of inflammatory disorders in the fourth quarter of 2019. A Phase I study is expected to
initiate in the first half of 2020.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (ANAB, Slide 24)

ANB032 for Inflammatory Disorders
Event Date:

01/15/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Autoimmune/immunology

Lead Company:

AnaptysBio, Inc. (ANAB)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
AnaptysBio announced that ANB032 is an anti-inflammatory antibody targeting the BTLA pathway.
ANB032 has demonstrated robust in vivo efficacy in animal models of Graft vs. Host Disease
(GVHD). An Investigational New Drug (IND) is expected to be filed in the second half of 2020.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (ANAB, Slide 25)
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Etokimab for Atopic Dermatitis (Eczema)
Event Date:

01/15/2020

Event Type:

Progress Update - Suspension (Clinical Analysis)

Trial Name:

N/A

Market Group:

Allergy

Lead Company:

AnaptysBio, Inc. (ANAB)

Partner Companies:

N/A

Phase:

Suspended

Change to Likelihood of Approval:

-24%

Likelihood of Approval:

-8% (8% Below Avg.)

Average Approval:

N/A

Analysis:
AnaptysBio announced that they have discontinued the development of etokimab for the treatment
of atopic dermatitis. As such, we are suspending this drug profile, pending further update from the
company.
Source:
Sagient Analysis
J.P. Morgan Healthcare Conference 01/15/2020 (ANAB, Slide 4)

AngioDynamics, Inc. (ANGO)
AngioVac Cannula for Coronary Artery Bypass Graft (CABG)
Event Date:

01/16/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Cardiovascular
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Lead Company:

AngioDynamics, Inc. (ANGO)

Partner Companies:

N/A

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
Angiodynamics announced that the AngioVac 3.0 has been launched.
The device features a vortex funnel tip that allows caretakers to pull deeper, larger thrombus through
large-bore inclusions. It also uses a perfusion system to perfuse the patient's blood back into their
body to reduce the risk of the procedural-based blood loss or the post care recovery rate for those
patients.

Source:
J.P. Morgan Healthcare Conference 01/16/2020 (ANGO)

AURYON Atherectomy System for Peripheral Arterial Disease (PAD)
Event Date:

01/16/2020

Event Type:

Trial Announcement (Clinical Analysis)

Trial Name:

PATHFINDER I

Market Group:

Cardiovascular

Lead Company:

AngioDynamics, Inc. (ANGO)

Partner Companies:

N/A

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

January 2020|151

Average Approval:

100%

Analysis:
AngioDynamics announced the launch of the PATHFINDER I: Post-Market Registry (PATHFINDER
I-Registry, EX-PAD-05), a pilot study to evaluate the safety and efficacy of the Company’s AURYON
Atherectomy System in the treatment of de novo, re-stenotic, and in-stent restenosis (ISR) lesions in
infrainguinal arteries of patients with Peripheral Artery Diseases (PAD).
The AURYON Atherectomy System, previously known as the Eximo B-Laser, is a proprietary 355nm
wavelength laser-technology platform that was acquired by AngioDynamics in October 2019.
As previously communicated, the commercial release of the AURYON Atherectomy System in the
United States will occur in the second half of AngioDynamics’ current fiscal year, ending May 31,
2020.
PATHFINDER I Study Design
AngioDynamics’ PATHFINDER I Registry is a prospective, non-randomized, single arm, multicenter
observational study that will evaluate the performance of the AURYON Atherectomy System during
procedures and measure clinical outcomes, both intermediate and long-term. A total of 100 eligible
PAD patients treated with the AURYON Atherectomy System in a post-market setting will be
enrolled and tracked for a 36-month period after the initial procedure.

Source:
Press Release 01/16/2020 (ANGO)
J.P. Morgan Healthcare Conference 01/16/2020 (ANGO)

NanoKnife System for Pancreatic Cancer
Event Date:

01/16/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

IDE - DIRECT Study (Global)

Market Group:

Oncology

Lead Company:

AngioDynamics, Inc. (ANGO)

Partner Companies:

N/A
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Phase:

PMA

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
AngioDynamics announced that they have 15 sites anticipated for the DIRECT study of the
NanoKnife System in pancreatic cancer. Of these 15 sites, 13 have received IRB approval to be a
part of the study and data collection.
Source:
J.P. Morgan Healthcare Conference 01/16/2020 (ANGO)
J.P. Morgan Healthcare Conference 01/16/2020 (ANGO Presentation, Slide 17)

Aprea Therapeutics, Inc. (APRE)
APR-246 for Myelodysplastic Syndrome (MDS)
Event Date:

07/31/2019

Event Type:

Regulatory - Orphan Drug Designation (Europe) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Aprea Therapeutics, Inc. (APRE)

Partner Companies:

N/A

Phase:

III

Change to Likelihood of Approval: 0%
Likelihood of Approval:

35% (Same As Avg.)

Average Approval:

35%

Analysis:
Aprea announced that the EMA granted Orphan Designation to APR-246 in MDS in July 2019.
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Source:
J.P. Morgan Healthcare Conference 01/14/2020 (APRE, Slide 14)

Ark Biosciences
Ziresovir for Respiratory Syncytial Virus (RSV)
Event Date:

01/15/2020

Event Type:

Trial Announcement - Initiation (Clinical Analysis)

Trial Name:

Phase III - Pediatric (China)

Market Group:

Infectious disease

Lead Company:

Ark Biosciences

Partner Companies:

Roche (RHHBY)

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

27% (Same As Avg.)

Average Approval:

27%

Analysis:
Ark Biosciences has initiated a Phase III randomized, double blind, placebo controlled pivotal study
in infant patients in China with Ziresovir. The trial is expected to enroll 234 patients.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (Ark, Slide 11)

Astellas Pharma, Inc. (4503:JP)
Padcev for Bladder Cancer
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Event Date:

01/13/2020

Event Type:

Progress Update - Product Launch (U.S.) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Astellas Pharma, Inc. (4503:JP)

Partner Companies:

Seattle Genetics (SGEN)

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
Seattle Genetics announced that Padcev for the treatment of mUC patients has been launched in
the U.S.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (SGEN)

AtriCure, Inc. (ATRC)
cryoICE Cryoablation Probes for Dysrhythmia (Arrhythmia)
Event Date:

01/16/2020

Event Type:

Trial Announcement - Trial Completed (Clinical Analysis)

Trial Name:

FROST (US)

Market Group:

Cardiovascular

Lead Company:

AtriCure, Inc. (ATRC)

Partner Companies:

N/A
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Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
AtriCure announced that the company has completed the cryoICE CryoAnalgesia study For pain
management in post thoRacic procedures via intercOSTal cryoanalgesia (FROST) clinical trial.
Source:
J.P. Morgan Healthcare Conference 01/16/2020 (ATRC, Slide 8)

EPi-Sense Coagulation Device for Atrial Fibrillation/Flutter
Event Date:

12/31/2019

Event Type:

Regulatory - PMA Modular Filing Completed (Clinical Analysis)

Trial Name:

N/A

Market Group:

Cardiovascular

Lead Company:

AtriCure, Inc. (ATRC)

Partner Companies:

N/A

Phase:

PMA

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
AtriCure announced that the company submitted the final PMA module for its premarket approval
application of the EPi-Sense Coagulation device for the treatment of atrial fibrillation in late 2019.
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Source:
J.P. Morgan Healthcare Conference 01/16/2020 (ATRC, Slide 9)

Bausch Health Companies Inc. (BHC)
Thermage CPT for Wrinkles
Event Date:

01/13/2020

Event Type:

Progress Update - Product Launch (Emerging Markets) (Clinical
Analysis)

Trial Name:

N/A

Market Group:

Dermatology

Lead Company:

Bausch Health Companies Inc. (BHC)

Partner Companies:

N/A

Phase:

Approved

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
Bausch Health announced that the Thermage FLX device has launched in the Asia Pacific market
with further geographical expansion focus and activities still underway.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (BHC, Slide 8)

January 2020|157

BioCryst Pharmaceuticals, Inc. (BCRX)
Berotralstat for Hereditary Angioedema (HAE)
Event Date:

01/12/2020

Event Type:

Trial Data - Top-Line Results (Clinical Analysis)

Trial Name:

Phase III - APeX-J (Japan)

Market Group:

Autoimmune/immunology

Lead Company:

BioCryst Pharmaceuticals, Inc. (BCRX)

Partner Companies:

Torii Pharmaceuticals (4551:JP)

Phase:

NDA/BLA

Change to Likelihood of Approval:

0%

Likelihood of Approval:

90% (3% Above Avg.)

Average Approval:

87%

Placebo

Treatment

Treatment

Difference
Between
Treatment and
Placebo

Treatment Description

Placebo

Berotralstat
150 mg

Berotralstat
110 mg

Berotralstat 150
mg vs. Placebo

Berotralstat 110
mg vs. Placebo

Number of Patients

N/A

N/A

N/A

N/A

N/A

Number of Evaluable Patients

6

7

6

13

12

1.640
Rate/Month

N/A

N/A

Expert-Confirmed HAE Attack
Rate Per Month from Baseline
2.180
1.110
to Week 24
Rate/Month Rate/Month
(Endpoint=Primary)

Difference
Between
Treatment and
Placebo
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Reduction in HAE Attack Rate
from Baseline to Week 24
(Endpoint=Primary)

N/A

N/A

N/A

49.100 %
(P= 0.0030)

24.600 %
(P= 0.1810)

Analysis:
BioCryst reported results of the Phase III APeX-J trial of berotralstat for the treatment of hereditary
angioedema (HAE) in Japan.
Context
A J-NDA submission to the Japanese Pharmaceuticals and Medical Devices Agency (PMDA) is ontrack for the first quarter of 2020. The marketing authorization application to the European Medicines
Agency (EMA) is also on-track for the first quarter of 2020.
Results
The APeX-J trial met its primary endpoint (p=0.003) for prevention of HAE attacks.
Most Common Adverse Events
Berotralstat was safe and generally well-tolerated.
Comment
BioCryst reported positive results from the Phase III APeX-J trial with berotralstat in Japan. The
primary endpoint of reduction in HAE attack rate from baseline to week 24 was met with statistical
significance in the highest dose group (p=0.003). Based on these results, and the positive data
observed in the Phase III APeX-2 trial, BioCryst will file a J-NDA submission to the Japanese
Pharmaceuticals and Medical Devices Agency, which is on track for Q1 2020. Berotralstat is
expected to make a large impact in Japan, given that there are currently no approved treatments for
the prevention of HAE attacks, therefore creating a significant unmet need. There are two approved
therapies for HAE in Japan – Berinert and Firazyr – however, these are only indicated for
symptomatic treatment of HAE attacks. While berotralstat has the advantage of oral administration, it
might still struggle to compete in the US, which has three therapies approved for routine prophylaxis
in preventing HAE attacks – Cinrzye, Haegarda, and Takhzyro. All of the aforementioned therapies
achieved greater reductions in HAE attacks compared to berotralstat, though cross-trial comparisons
should be examined with caution. As mentioned in an earlier comment, despite the Phase III APeX-2
trial meeting its primary endpoint of reduction in HAE attacks by 44%, this failed to reach the
threshold, which is considered to be 50%. Although the threshold is less significant in Japan, due to
the unmet need, patients achieved a 49% reduction in the APeX-J trial, though this was in a smaller
sample size (13 vs 80 in APeX-2).
Berotralstat was safe and generally well tolerated in the APeX-J trial, though no details were
released on enzyme rates, which were previously noted as raised in the Phase III APeX-S trial. This
was considered to be linked to prior androgen use.
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Although results are positive, we are keeping the LOA at 3% above average, while we await further
information on safety with enzyme levels.

Source:
Press Release 01/13/2020 (BCRX)
Sagient Analysis
J.P. Morgan Healthcare Conference 01/15/2020 (BCRX)

BCX9930 for Paroxysmal Nocturnal Hemoglobinuria (PNH)
Event Date:

01/12/2020

Event Type:

Trial Data - Updated Results (Clinical Analysis)

Trial Name:

Phase I - SAD/MAD (Healthy) & PoC (PNH)

Market Group:

Autoimmune/immunology

Lead Company:

BioCryst Pharmaceuticals, Inc. (BCRX)

Partner Companies:

N/A

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

14% (Same As Avg.)

Average Approval:

14%

Analysis:
BioCryst Pharmaceuticals announced results from an ongoing three part Phase I trial of BCX9930 in
healthy volunteers.
Data from this study were last seen in October 2019.
Context
The company has now completed an additional MAD cohort with 50 mg of oral BCX9930 or placebo
administered every 12 hours for 14 days, with vaccination instead of an antibiotic. The company is
on-track to report proof of concept data in paroxysmal nocturnal hemoglobinuria (PNH) patients in
the first half of 2020.
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Results
Key observations from the additional MAD cohort include:
•
•
•

Benign rash (similar to prior MAD cohorts) that was self-limited and resolved in 4 to 8 days
post-onset seen in seven healthy volunteers
Dosed-through benign rash, with rash resolving on-drug, in both patients who continued
dosing, per protocol
Biopsies of rashes from multiple subjects confirm benign assessment

Source:
Press Release 01/13/2020
J.P. Morgan Healthcare Conference 01/15/2020 (BCRX)

Biogen, Inc. (BIIB)
Vumerity for Multiple Sclerosis (MS)
Event Date:

12/31/2019

Event Type:

Progress Update - Product Launch (U.S.) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Neurology

Lead Company:

Biogen, Inc. (BIIB)

Partner Companies:

Alkermes (ALKS)

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
Alkermes announced that Biogen has launched Vumerity in late fourth quarter of 2019.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (ALKS)
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BioMarin Pharmaceutical Inc. (BMRN)
BMN 307 for Phenylketonuria (PKU)
Event Date:

01/13/2020

Event Type:

Trial Announcement - Regulatory Approval to Initiate (Clinical
Analysis)

Trial Name:

Phase I/II - PHEarless

Market Group:

Metabolic

Lead Company:

BioMarin Pharmaceutical Inc. (BMRN)

Partner Companies:

N/A

Phase:

IND

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
BioMarin Pharmaceutical announced that both the U.S. Food and Drug Administration (FDA) and the
Medicines and Healthcare Products Regulatory Agency (MHRA) in the U.K. have granted the
company Investigational New Drug (IND) status and approved its Clinical Trial Application (CTA),
respectively, for its investigational gene therapy candidate BMN 307.
The company expects to start dosing patients in PHEARLESS, a Phase I/II study, in the first quarter
of 2020 with product made at commercial scale from its gene therapy manufacturing facility. The
company is actively preparing regulatory submissions to open additional clinical sites in other
countries. Both the FDA and European Medicines Agency have granted BMN 307 Orphan Status.
BMN 307 follows BioMarin's first investigational gene therapy clinical program: valoctocogene
roxaparvovec to treat severe hemophilia A, currently in Phase III. Based on data from an interim
analysis of the ongoing Phase III study, the European Medicines Agency validated a Marketing
Authorization Application in the EU for valoctocogene roxaparvovec, and the review process has
begun. The company also has submitted a Biologics License Application to the FDA and anticipates
the review to begin in February 2020.
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Source:
Press Release 01/13/2020
J.P. Morgan Healthcare Conference 01/13/2020 (BMRN, Slide 6)

BioNTech AG (BNTX)
BNT112 for Prostate Cancer
Event Date:

12/31/2019

Event Type:

Trial Announcement - Initiation (Clinical Analysis)

Trial Name:

Phase I/II - Dose Titration

Market Group:

Oncology

Lead Company:

BioNTech AG (BNTX)

Partner Companies:

N/A

Phase:

I

Change to Likelihood of Approval:

6%

Likelihood of Approval:

6% (Same As Avg.)

Average Approval:

6%

Analysis:
BioNTech announced that on December 2019, the company enrolled its first patient in its Phase I/II
clinical trial of BNT112 for the treatment of prostate cancer.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (BNTX, Slide 10)

MVT-5873 for Pancreatic Cancer
Event Date:

12/31/2019
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Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase I - Dose Escalation

Market Group:

Oncology

Lead Company:

BioNTech AG (BNTX)

Partner Companies:

N/A

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

6% (Same As Avg.)

Average Approval:

6%

Analysis:
BioNTech announced that the company has enrolled the first patient needed to resume its Phase I
clinical trial of BNT321 for the treatment of pancreatic cancer in December 2019.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (BNTX, Slide 29)

BNT116 for Non-Small Cell Lung Cancer (NSCLC)
Event Date:

01/15/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

BioNTech AG (BNTX)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A
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Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
BioNTech currently lists BNT116 in preclinical development for the treatment of Non-Small Cell Lung
Cancer (NSCLC).
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (BNTX, Slide 10)

BNT141 for Solid Tumors
Event Date:

01/15/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

BioNTech AG (BNTX)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
BioNTech currently lists BNT141 in preclinical development for the treatment of solid tumors.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (BNTX, Slide 11)
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BNT142 for Solid Tumors
Event Date:

01/15/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

BioNTech AG (BNTX)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
BioNTech currently lists BNT142 in preclinical development for the treatment of solid tumors.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (BNTX, Slide 11)

BNT151 for Solid Tumors
Event Date:

01/15/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

BioNTech AG (BNTX)

Partner Companies:

N/A
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Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
BioNTech currently lists BNT151 in preclinical development for the treatment of solid tumors.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (BNTX, Slide 11)

BNT115 for Ovarian Cancer
Event Date:

01/15/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

BioNTech AG (BNTX)

Partner Companies:

N/A

Phase:

I

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

6% (Same As Avg.)

Average Approval:

6%

Analysis:
BioNTech currently lists BNT115 in Phase I development for the treatment of ovarian cancer.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (BNTX, Slide 10)
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BNT411 for Solid Tumors
Event Date:

01/15/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

BioNTech AG (BNTX)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
BioNTech currently lists BNT411 in preclinical development for the treatment of solid tumors.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (BNTX, Slide 12)

Boston Scientific Corporation (BSX)
WATCHMAN FLX for Stroke Prevention in Atrial Fibrillation (SPAF)
Event Date:

01/14/2020

Event Type:

Trial Announcement (Clinical Analysis)

Trial Name:

CHAMPION-AF

Market Group:

Hematology

Lead Company:

Boston Scientific Corporation (BSX)
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Partner Companies:

N/A

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
Boston Scientific announced the company plans to initiate the CHAMPION-AF study. The company
plans to begin enrolling in the second half of 2020.
CHAMPION-AF Study Design
CHAMPION-AF is a randomized, controlled trial studying the Watchman FLX vs. DOACs in lower
bleeding risk patients with non-vascular atrial fibrillation (NVAF). Researchers are expecting to enroll
around 2,000 NVAF patients at approximately 150 sites.

Source:
J.P. Morgan Healthcare Conference 01/14/2020 (BSX, Slide 17)

Millipede IRIS for Cardiac Valve Surgery
Event Date:

11/13/2019

Event Type:

Trial Announcement - Initiation (Clinical Analysis)

Trial Name:

Feasibility Study (AUS)

Market Group:

Cardiovascular

Lead Company:

Boston Scientific Corporation (BSX)

Partner Companies:

N/A

Phase:

Development Outside U.S.

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)
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Average Approval:

N/A

Analysis:
A study to evaluate the feasibility and safety of the Millipede transcatheter annuloplasty ring system
in patients with functional mitral regurgitation is currently recruiting participants. Estimated
enrollment is 15 participants.
Source:
www.clinicaltrials.gov
J.P. Morgan Healthcare Conference 01/14/2020 (BSX, Slide 16)

BridgeBio Inc. (BBIO)
Encaleret for Hypoparathyroidism
Event Date:

01/13/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Endocrine

Lead Company:

BridgeBio Inc. (BBIO)

Partner Companies:

N/A

Phase:

IND

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
BridgeBio Pharma disclosed four additional assets in its pipeline.
Encaleret is a small molecule antagonist of the calcium sensing receptor targeting conditions related
to hypoparathyroidism including Autosomal Dominant Hypocalcemia Type 1 (ADH1). BridgeBio
completed the submission of an Investigational New Drug (IND) application to the US Food and
Drug Administration in late 2019 to support initial development of encaleret. A Phase IIb study of
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encaleret in ADH1 is planned to initiate in early 2020 at the National Institutes of Health (NIH) and
expected to provide proof-of-concept data in 2021. Encaleret is housed in BridgeBio subsidiary
Calcilytix Therapeutics.
BBP-551 is a novel treatment for the genetically determined retinal diseases phenotypically
classified as Retinitis Pigmentosa and Leber’s Congenital Amaurosis and genotypically caused by
mutations of Retinal Pigment Epithelium Protein 65 (RPE65) or Lecithin:Retinol Acyltransferase
(LRAT). BBP-551 has been granted Orphan Drug Designation in the United States and European
Union and Fast Track Designation in the United States. BBP-551 is housed in BridgeBio subsidiary
Retinagenix Therapeutics.
BBP-815 is an AAV gene therapy for the treatment for nonsyndromic hearing loss caused by
recessive mutations in the TMC1 gene. TMC1 encodes the mechanosensory ion channel that
converts sound vibrations in the inner ear into electrical signals in sensory hair cells. Mutations in the
TMC1 gene prevent sound from eliciting the appropriate electrical response in the hair cells,
resulting in moderate to severe hearing loss, often present early in life. By replacing the
dysfunctional TMC1 protein using AAV gene therapy, BBP-815 is aiming to repair the deficient inner
ear sensory cells at the source of this disease. BBP-815 is housed in BridgeBio subsidiary Audition
Therapeutics.
BBP-472 is a novel treatment designed to balance kinase signaling in the brain for the treatment of
children with autism-spectrum disorders (ASD) characterized by loss of the PTEN protein. This
program, currently in the lead-finding phase, is focused on advancing a brain-permeable inhibitor of
PI3KB, a kinase shown to signal unabatedly in the absence of PTEN.

Source:
Press Release 01/13/2020 (BBIO)
J.P. Morgan Healthcare Conference 01/13/2020 (BBIO, Slide 35)

Encaleret for Hypoparathyroidism
Event Date:

12/31/2019

Event Type:

Regulatory - IND Filing (Clinical Analysis)

Trial Name:

N/A

Market Group:

Endocrine
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Lead Company:

BridgeBio Inc. (BBIO)

Partner Companies:

N/A

Phase:

IND

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
BridgeBio Pharma completed the submission of an Investigational New Drug (IND) application to the
US Food and Drug Administration in late 2019 to support initial development of encaleret. A Phase
IIb study of encaleret in ADH1 is planned to initiate in early 2020 at the National Institutes of Health
(NIH) and expected to provide proof-of-concept data in 2021.
Source:
Press Release 01/13/2020 (BBIO)
J.P. Morgan Healthcare Conference 01/13/2020 (BBIO, Slide 36)

BBP-551 for Leber's Congenital Amaurosis (Ophthalmology)
Event Date:

01/13/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Ophthalmology

Lead Company:

BridgeBio Inc. (BBIO)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

January 2020|172

Average Approval:

N/A

Analysis:
BridgeBio Pharma disclosed four additional assets in its pipeline.
Encaleret is a small molecule antagonist of the calcium sensing receptor targeting conditions related
to hypoparathyroidism including Autosomal Dominant Hypocalcemia Type 1 (ADH1). BridgeBio
completed the submission of an Investigational New Drug (IND) application to the US Food and
Drug Administration in late 2019 to support initial development of encaleret. A Phase IIb study of
encaleret in ADH1 is planned to initiate in early 2020 at the National Institutes of Health (NIH) and
expected to provide proof-of-concept data in 2021. Encaleret is housed in BridgeBio subsidiary
Calcilytix Therapeutics.
BBP-551 is a novel treatment for the genetically determined retinal diseases phenotypically
classified as Retinitis Pigmentosa and Leber’s Congenital Amaurosis and genotypically caused by
mutations of Retinal Pigment Epithelium Protein 65 (RPE65) or Lecithin:Retinol Acyltransferase
(LRAT). BBP-551 has been granted Orphan Drug Designation in the United States and European
Union and Fast Track Designation in the United States. BBP-551 is housed in BridgeBio subsidiary
Retinagenix Therapeutics.
BBP-815 is an AAV gene therapy for the treatment for nonsyndromic hearing loss caused by
recessive mutations in the TMC1 gene. TMC1 encodes the mechanosensory ion channel that
converts sound vibrations in the inner ear into electrical signals in sensory hair cells. Mutations in the
TMC1 gene prevent sound from eliciting the appropriate electrical response in the hair cells,
resulting in moderate to severe hearing loss, often present early in life. By replacing the
dysfunctional TMC1 protein using AAV gene therapy, BBP-815 is aiming to repair the deficient inner
ear sensory cells at the source of this disease. BBP-815 is housed in BridgeBio subsidiary Audition
Therapeutics.
BBP-472 is a novel treatment designed to balance kinase signaling in the brain for the treatment of
children with autism-spectrum disorders (ASD) characterized by loss of the PTEN protein. This
program, currently in the lead-finding phase, is focused on advancing a brain-permeable inhibitor of
PI3KB, a kinase shown to signal unabatedly in the absence of PTEN.

Source:
Press Release 01/13/2020 (BBIO)
J.P. Morgan Healthcare Conference 01/13/2020 (BBIO, Slide 35)
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BBP-551 for Retinitis Pigmentosa (RP) (Ophthalmology)
Event Date:

01/13/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Ophthalmology

Lead Company:

BridgeBio Inc. (BBIO)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
BridgeBio Pharma disclosed four additional assets in its pipeline.
Encaleret is a small molecule antagonist of the calcium sensing receptor targeting conditions related
to hypoparathyroidism including Autosomal Dominant Hypocalcemia Type 1 (ADH1). BridgeBio
completed the submission of an Investigational New Drug (IND) application to the US Food and
Drug Administration in late 2019 to support initial development of encaleret. A Phase IIb study of
encaleret in ADH1 is planned to initiate in early 2020 at the National Institutes of Health (NIH) and
expected to provide proof-of-concept data in 2021. Encaleret is housed in BridgeBio subsidiary
Calcilytix Therapeutics.
BBP-551 is a novel treatment for the genetically determined retinal diseases phenotypically
classified as Retinitis Pigmentosa and Leber’s Congenital Amaurosis and genotypically caused by
mutations of Retinal Pigment Epithelium Protein 65 (RPE65) or Lecithin:Retinol Acyltransferase
(LRAT). BBP-551 has been granted Orphan Drug Designation in the United States and European
Union and Fast Track Designation in the United States. BBP-551 is housed in BridgeBio subsidiary
Retinagenix Therapeutics.
BBP-815 is an AAV gene therapy for the treatment for nonsyndromic hearing loss caused by
recessive mutations in the TMC1 gene. TMC1 encodes the mechanosensory ion channel that
converts sound vibrations in the inner ear into electrical signals in sensory hair cells. Mutations in the
TMC1 gene prevent sound from eliciting the appropriate electrical response in the hair cells,
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resulting in moderate to severe hearing loss, often present early in life. By replacing the
dysfunctional TMC1 protein using AAV gene therapy, BBP-815 is aiming to repair the deficient inner
ear sensory cells at the source of this disease. BBP-815 is housed in BridgeBio subsidiary Audition
Therapeutics.
BBP-472 is a novel treatment designed to balance kinase signaling in the brain for the treatment of
children with autism-spectrum disorders (ASD) characterized by loss of the PTEN protein. This
program, currently in the lead-finding phase, is focused on advancing a brain-permeable inhibitor of
PI3KB, a kinase shown to signal unabatedly in the absence of PTEN.

Source:
Press Release 01/13/2020 (BBIO)
J.P. Morgan Healthcare Conference 01/13/2020 (BBIO, Slide 35)

BBP-815 for Hearing Loss - General
Event Date:

01/13/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

ENT/Dental

Lead Company:

BridgeBio Inc. (BBIO)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
BridgeBio Pharma disclosed four additional assets in its pipeline.
Encaleret is a small molecule antagonist of the calcium sensing receptor targeting conditions related
to hypoparathyroidism including Autosomal Dominant Hypocalcemia Type 1 (ADH1). BridgeBio
completed the submission of an Investigational New Drug (IND) application to the US Food and
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Drug Administration in late 2019 to support initial development of encaleret. A Phase IIb study of
encaleret in ADH1 is planned to initiate in early 2020 at the National Institutes of Health (NIH) and
expected to provide proof-of-concept data in 2021. Encaleret is housed in BridgeBio subsidiary
Calcilytix Therapeutics.
BBP-551 is a novel treatment for the genetically determined retinal diseases phenotypically
classified as Retinitis Pigmentosa and Leber’s Congenital Amaurosis and genotypically caused by
mutations of Retinal Pigment Epithelium Protein 65 (RPE65) or Lecithin:Retinol Acyltransferase
(LRAT). BBP-551 has been granted Orphan Drug Designation in the United States and European
Union and Fast Track Designation in the United States. BBP-551 is housed in BridgeBio subsidiary
Retinagenix Therapeutics.
BBP-815 is an AAV gene therapy for the treatment for nonsyndromic hearing loss caused by
recessive mutations in the TMC1 gene. TMC1 encodes the mechanosensory ion channel that
converts sound vibrations in the inner ear into electrical signals in sensory hair cells. Mutations in the
TMC1 gene prevent sound from eliciting the appropriate electrical response in the hair cells,
resulting in moderate to severe hearing loss, often present early in life. By replacing the
dysfunctional TMC1 protein using AAV gene therapy, BBP-815 is aiming to repair the deficient inner
ear sensory cells at the source of this disease. BBP-815 is housed in BridgeBio subsidiary Audition
Therapeutics.
BBP-472 is a novel treatment designed to balance kinase signaling in the brain for the treatment of
children with autism-spectrum disorders (ASD) characterized by loss of the PTEN protein. This
program, currently in the lead-finding phase, is focused on advancing a brain-permeable inhibitor of
PI3KB, a kinase shown to signal unabatedly in the absence of PTEN.

Source:
Press Release 01/13/2020 (BBIO)
J.P. Morgan Healthcare Conference 01/13/2020 (BBIO, Slide 35)

BBP-472 for Autism Spectrum Disorders (Autism)
Event Date:

01/13/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Neurology
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Lead Company:

BridgeBio Inc. (BBIO)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
BridgeBio Pharma disclosed four additional assets in its pipeline.
Encaleret is a small molecule antagonist of the calcium sensing receptor targeting conditions related
to hypoparathyroidism including Autosomal Dominant Hypocalcemia Type 1 (ADH1). BridgeBio
completed the submission of an Investigational New Drug (IND) application to the US Food and
Drug Administration in late 2019 to support initial development of encaleret. A Phase IIb study of
encaleret in ADH1 is planned to initiate in early 2020 at the National Institutes of Health (NIH) and
expected to provide proof-of-concept data in 2021. Encaleret is housed in BridgeBio subsidiary
Calcilytix Therapeutics.
BBP-551 is a novel treatment for the genetically determined retinal diseases phenotypically
classified as Retinitis Pigmentosa and Leber’s Congenital Amaurosis and genotypically caused by
mutations of Retinal Pigment Epithelium Protein 65 (RPE65) or Lecithin:Retinol Acyltransferase
(LRAT). BBP-551 has been granted Orphan Drug Designation in the United States and European
Union and Fast Track Designation in the United States. BBP-551 is housed in BridgeBio subsidiary
Retinagenix Therapeutics.
BBP-815 is an AAV gene therapy for the treatment for nonsyndromic hearing loss caused by
recessive mutations in the TMC1 gene. TMC1 encodes the mechanosensory ion channel that
converts sound vibrations in the inner ear into electrical signals in sensory hair cells. Mutations in the
TMC1 gene prevent sound from eliciting the appropriate electrical response in the hair cells,
resulting in moderate to severe hearing loss, often present early in life. By replacing the
dysfunctional TMC1 protein using AAV gene therapy, BBP-815 is aiming to repair the deficient inner
ear sensory cells at the source of this disease. BBP-815 is housed in BridgeBio subsidiary Audition
Therapeutics.
BBP-472 is a novel treatment designed to balance kinase signaling in the brain for the treatment of
children with autism-spectrum disorders (ASD) characterized by loss of the PTEN protein. This
program, currently in the lead-finding phase, is focused on advancing a brain-permeable inhibitor of
PI3KB, a kinase shown to signal unabatedly in the absence of PTEN.

January 2020|177

Source:
Press Release 01/13/2020 (BBIO)
J.P. Morgan Healthcare Conference 01/13/2020 (BBIO, Slide 35)

Infigratinib for Achondroplasia
Event Date:

01/13/2020

Event Type:

Trial Announcement - Initiation (Clinical Analysis)

Trial Name:

Phase II - PROPEL2

Market Group:

Endocrine

Lead Company:

BridgeBio Inc. (BBIO)

Partner Companies:

Novartis (NVS)

Phase:

II

Change to Likelihood of Approval:

24%

Likelihood of Approval:

24% (Same As Avg.)

Average Approval:

24%

Analysis:
BridgeBio has begun enrolling patients in the Phase II lead-in study of infigratibib for achondroplasia.
The Company expects to complete enrollment of 40 patients in 2020 with PoC clinical data in 2021.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (BBIO, Slide 11)

Bristol-Myers Squibb Company (BMY)
Cabiralizumab for Pancreatic Cancer
Event Date:

12/31/2019
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Event Type:

Trial Announcement - Patient Enrollment Completed (Clinical
Analysis)

Trial Name:

Phase II - w/Nivolumab +/- Chemotherapy

Market Group:

Oncology

Lead Company:

Bristol-Myers Squibb Company (BMY)

Partner Companies:

Ono (4528:JP)
Five Prime (FPRX)

Phase:

II

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
Five Prime announced that they completed patient enrollment for the Phase II cabiralizumab trial in
the fourth quarter of 2019. The trial enrolled 160 participants.
Source:
J.P. Morgan Healthcare Conference 01/16/2020 (FPRX, Slide 25)

Clearside Biomedical, Inc. (CLSD)
CLS-AX for Wet Age-Related Macular Degeneration (Wet AMD) (Ophthalmology)
Event Date:

01/16/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Ophthalmology

Lead Company:

Clearside Biomedical, Inc. (CLSD)
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Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Clearside Biomedical currently lists CLS-AX in preclinical development for the treatment of wet AMD.
An IND filing is expected to be submitted for this indication mid 2020.
Source:
J.P. Morgan Healthcare Conference 01/16/2020 (CLSD, Slide 7)

Clovis Oncology, Inc. (CLVS)
FAP-2286 for Cancer
Event Date:

01/13/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Clovis Oncology, Inc. (CLVS)

Partner Companies:

3B

Phase:

Preclinical

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
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Clovis Oncology announced an update on the development program for FAP-2286. IND enabling
studies are ongoing; they are planning to submit an IND in 2H 2020 for a Phase I study to determine
the dose and tolerability of the FAP-targeting therapeutic and imaging agent. Expansion cohorts are
planned in multiple solid tumor types as part of a global clinical development program with a
potential for accelerated approvals in multiple tumor types.

Source:
J.P. Morgan Healthcare Conference 01/13/2020 (CLVS, Slide 21)

Rubraca for Ovarian Cancer
Event Date:

01/13/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Clovis Oncology, Inc. (CLVS)

Partner Companies:

Pfizer (PFE)

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
Clovis Oncology announced an estimated $38.3-39.3M in Rubraca (rucaparib) global ovarian sales
for Q4 2019 and $142.0-143.0M for FY2019. EU ovarian launches are underway in Germany,
England, and Italy; additional EU ovarian launches in Spain and France are anticipated in Q1 2020.
Rubraca is indicated to treat women with recurrent ovarian cancer who are in a complete or partial
response to platinum-based chemotherapy, regardless of BRCA mutation status. The indication is
based on data from the Phase III ARIEL3 clinical trial. Approximately 140 field-based personnel are
in place in the U.S. promoting Rubraca and educating HCPs.

Source:
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J.P. Morgan Healthcare Conference 01/13/2020 (CLVS)

Rubraca for Solid Tumors
Event Date:

11/21/2019

Event Type:

Trial Announcement - Initiation (Clinical Analysis)

Trial Name:

Phase II - LODESTAR (Deleterious HRR)

Market Group:

Oncology

Lead Company:

Clovis Oncology, Inc. (CLVS)

Partner Companies:

Pfizer (PFE)

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
The Phase II LODESTAR tumor-agnostic basket study to evaluate rucaparib in HRR genes across
tumor types was initiated in Q4 2019. The study is evaluating rucaparib as monotherapy treatment in
patients with recurrent solid tumors associated with a deleterious HRR gene mutation. The primary
cohort consists of BRCA1, BRCA2, PALB2, RAD51C, and RAD51D, while the exploratory cohort
consists of BRIP1, BARD1, FANCA, NBN, RAD51, and RAD51B. The primary endpoint is
investigator-assessed ORR by RECIST v1.1. This is a potentially registration-enabling study for a
targeted gene-and tumor-agnostic label, with a potential sNDA filing in 2021.
Source:
www.clinicaltrials.gov
J.P. Morgan Healthcare Conference 01/13/2020 (CLVS, Slide 12)
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Rubraca for Prostate Cancer
Event Date:

01/13/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase III - TRITON3

Market Group:

Oncology

Lead Company:

Clovis Oncology, Inc. (CLVS)

Partner Companies:

Pfizer (PFE)

Phase:

NDA/BLA

Change to Likelihood of Approval:

0%

Likelihood of Approval:

90% (8% Above Avg.)

Average Approval:

82%

Analysis:
The Phase III TRITON3 comparative study is enrolling patients with germline or somatic BRCA and
ATM mutations whose tumors have progressed on AR-targeted therapy and who have not yet
received chemo in the castrate-resistant setting. The study will compare rucaparib to physician’s
choice of AR-targeted therapy or chemotherapy in these patients. The primary endpoint is radiologic
PFS. The study could potentially serve as confirmatory should TRITON2 study data support an
accelerated approval. Enrollment is expected to be completed in by the end of 2020.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (CLVS, Slide 11)

Rubraca for Ovarian Cancer
Event Date:

01/13/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase III - ATHENA (w/Opdivo)
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Market Group:

Oncology

Lead Company:

Clovis Oncology, Inc. (CLVS)

Partner Companies:

Pfizer (PFE)

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
Clovis Oncology announced an update on ATHENA, a Phase III comparative study initiated in Q2
2018 to evaluate Rubraca monotherapy and Rubraca+Opdivo in front-line ovarian cancer. This is a
four-arm, first-line maintenance treatment study to evaluate Rubraca and Opdivo, Rubraca, Opdivo
and placebo in newly diagnosed patients with stage III/IV high-grade ovarian cancer with a switch
maintenance design; the patient enrolls when surgery/chemotherapy is completed.
The objective is to determine if combination of PARP and PD-1 inhibitor meaningfully extends PFS
versus Rubraca as monotherapy, or versus placebo. This has an all-comers population, similar to
the step down statistical plan as in ARIEL3. Clovis anticipates completing enrollment in this 1,000
patient study by mid-year 2020. Currently, they expect results from Rubraca monotherapy versus
placebo in all study populations in 2H 2021; results are expected from Rubraca+Opdivo versus
Rubraca in all study populations approximately one year later or more. Clovis entered into nondilutive clinical trial financing up to $175M to fund quarterly expenses related to the ATHENA trial.

Source:
J.P. Morgan Healthcare Conference 01/13/2020 (CLVS, Slide 14)

Coherus BioSciences, Inc. (CHRS)
FYB201 for Wet Age-Related Macular Degeneration (Wet AMD)
(Ophthalmology)
Event Date:

12/31/2019
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Event Type:

Regulatory - Biosimilar 351(k) Filing (Clinical Analysis)

Trial Name:

N/A

Market Group:

Ophthalmology

Lead Company:

Coherus BioSciences, Inc. (CHRS)

Partner Companies:

Formycon AG (FYB:GR)
Santo Holding

Phase:

NDA/BLA

Change to Likelihood of Approval:

28%

Likelihood of Approval:

87% (8% Above Avg.)

Average Approval:

79%

Analysis:
Coherus lists that the Company filed with the FDA in December 2019 for a Lucentis biosimilar
candidate, licensed by Bioeq in 2019. Coherus plans to launch the drug in 2021.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (CHRS, Slide 21)

Crinetics Pharmaceuticals, Inc. (CRNX)
CRN00808 for Acromegaly
Event Date:

01/15/2020

Event Type:

Trial Announcement - Initiation (Clinical Analysis)

Trial Name:

Phase II - ACROBAT ADVANCE

Market Group:

Endocrine

Lead Company:

Crinetics Pharmaceuticals, Inc. (CRNX)

Partner Companies:

N/A
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Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

24% (Same As Avg.)

Average Approval:

24%

Analysis:
Crinetics announced that the Company has recently initiated the long-term open-label extension
study, ACROBAT ADVANCE, for CRN00808 in acromegaly.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (CRNX, Slide 11)

ACTH Antagonist (Crinetics) for Cushing's Syndrome
Event Date:

01/15/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Endocrine

Lead Company:

Crinetics Pharmaceuticals, Inc. (CRNX)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Crinetics announced that the ACTH antagonist lead compound is now in preclinical development.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (CRNX, Slide 25)
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SST 5 Agonist (Crinetics) for Hyperinsulinemia/Hypoglycemia
Event Date:

01/15/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Endocrine

Lead Company:

Crinetics Pharmaceuticals, Inc. (CRNX)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Crinetics announced that their sst5 agonist lead compound is now in preclinical development.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (CRNX, Slide 30)

CSL Limited (CSL:AU)
CSL730 for Autoimmune Disorders
Event Date:

01/13/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase I - SAD (Healthy)

Market Group:

Autoimmune/immunology
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Lead Company:

CSL Limited (CSL:AU)

Partner Companies:

Momenta Pharmaceuticals (MNTA)

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

14% (Same As Avg.)

Average Approval:

14%

Analysis:
Momenta Pharmaceuticals announced a Phase I clinical trial to evaluate the safety and tolerability of
M230 in healthy volunteers is ongoing and Momenta’s partner, CSL, looks forward to introducing a
subcutaneous formulation into the Phase I program.
Source:
Press Release 01/13/2020 (MNTA)
J.P. Morgan Healthcare Conference 01/14/2020 (MNTA, Slide 18)

CSL112 for Atherosclerosis
Event Date:

01/13/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase III - AEGIS-II

Market Group:

Cardiovascular

Lead Company:

CSL Limited (CSL:AU)

Partner Companies:

N/A

Phase:

III

Change to Likelihood of Approval:

0%

Likelihood of Approval:

39% (8% Below Avg.)

Average Approval:

47%
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Analysis:
CSL Limited announced that study enrollment is active in >45 countries and progressing well,
including having received PMDA approval for Japan to join the rial. Over 17,000 adult AMI patients
with acute coronary syndrome have been recruited. The company expects the first futility analysis in
2020.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (CSL, Slide 13)

CSL112 for Atherosclerosis
Event Date:

01/13/2020

Event Type:

Trial Announcement - Data Monitoring Board Analysis (Clinical
Analysis)

Trial Name:

Phase III - AEGIS-II

Market Group:

Cardiovascular

Lead Company:

CSL Limited (CSL:AU)

Partner Companies:

N/A

Phase:

III

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

39% (8% Below Avg.)

Average Approval:

47%

Analysis:
CSL Limited's Independent Data Monitoring Committee has reported no safety concerns. The
company expects the first futility analysis in 2020.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (CSL, Slide 13)
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Cyclerion Therapeutics, Inc. (CYCN)
Praliciguat for Diabetic Nephropathy
Event Date:

01/15/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Endocrine

Lead Company:

Cyclerion Therapeutics, Inc. (CYCN)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

14% (10% Below Avg.)

Average Approval:

24%

Analysis:
Cyclerion announced that the company is currently looking to continue development of praliciguat for
the treatment of diabetic nephropathy through partnering or out-licensing opportunities. Current outlicensing discussions based on recent Phase II data are underway.

Source:
J.P. Morgan Healthcare Conference 01/15/2020 (CYCN, Slide 3)

IW-6463 for Neurology - Other
Event Date:

01/15/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase I - CNS Diseases

Market Group:

Neurology
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Lead Company:

Cyclerion Therapeutics, Inc. (CYCN)

Partner Companies:

N/A

Phase:

Development Outside U.S.

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Cyclerion Therapeutics announced that on January 2020, the company started a proof-of-concept
pharmacology clinical trial of IW-6463 in the elderly cohort population. Data for this clinical trial is
expected mid 2020.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (CYCN, Slide 13)

Daiichi Sankyo Co., Ltd. (DSKYF)
U3-1402 for Non-Small Cell Lung Cancer (NSCLC)
Event Date:

01/13/2020

Event Type:

Progress Update - Development Review (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Daiichi Sankyo Co., Ltd. (DSKYF)

Partner Companies:

N/A

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

6% (Same As Avg.)
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Average Approval:

6%

Analysis:
Daiichi Sankyo announced that they plan to independently develop U3-1402, with a combination with
osimertinib to be pursued. Phase II studies in colorectal and prostate cancers are planned.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (DSKYF, Slide 35)

Debiopharm S.A.
Trelstar for Endometriosis
Event Date:

01/15/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Obstetrics/Gynecology

Lead Company:

Debiopharm S.A.

Partner Companies:

Ipsen (IPSEY)
Vifor Pharma (GNHAY)
Orient EuroPharma (4120:TT)
Knight Therapeutics (GUD:CN)

Phase:

Development Outside U.S.

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Ipsen lists decapeptyl is in Phase III development for the treatment of three month endometriosis.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (IPSEY, Slide 10)
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Deciphera Pharmaceuticals, Inc. (DCPH)
Ripretinib for Gastrointestinal Stromal Tumor (GIST)
Event Date:

01/13/2020

Event Type:

Regulatory - Filing for Approval (Canada) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Deciphera Pharmaceuticals, Inc. (DCPH)

Partner Companies:

Zai Laboratory (ZLAB)

Phase:

NDA/BLA

Change to Likelihood of Approval:

0%

Likelihood of Approval:

88% (6% Above Avg.)

Average Approval:

82%

Analysis:
Deciphera announced that a New Drug Submission (NDS) has been submitted for ripretinib for the
treatment of advanced GIST to Health Canada via the U.S. Food and Drug Administration’s (FDA)
Project Orbis Pilot Program. The marketing application has received priority review designation. The
Project Orbis pilot program, an initiative of the FDA Oncology Center of Excellence, is designed to
provide a framework for concurrent submission and review of oncology products among international
partners.
Source:
Press Release 01/13/2020 (DCPH)
J.P. Morgan Healthcare Conference 01/13/2020 (DCPH)

Ripretinib for Gastrointestinal Stromal Tumor (GIST)
Event Date:

01/13/2020
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Event Type:

Regulatory - Filing for Approval (Australia/New Zealand) (Clinical
Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Deciphera Pharmaceuticals, Inc. (DCPH)

Partner Companies:

Zai Laboratory (ZLAB)

Phase:

NDA/BLA

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

88% (6% Above Avg.)

Average Approval:

82%

Analysis:
Deciphera announced that a marketing application has been submitted for ripretinib for the treatment
of advanced GIST to the Australian Therapeutic Goods Administration (TGA) via the U.S. Food and
Drug Administration’s (FDA) Project Orbis Pilot Program.The marketing application has received
priority review designation. The Project Orbis pilot program, an initiative of the FDA Oncology Center
of Excellence, is designed to provide a framework for concurrent submission and review of oncology
products among international partners.
Source:
Press Release 01/13/2020 (DCPH)
J.P. Morgan Healthcare Conference 01/13/2020 (DCPH)

Rebastinib for Solid Tumors
Event Date:

01/13/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase Ib/II - w/Carboplatin

Market Group:

Oncology
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Lead Company:

Deciphera Pharmaceuticals, Inc. (DCPH)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
Deciphera anounced that it selected Phase II dose and activated Part 2 of Phase Ib/II study of
rebastinib in combination with carboplatin in January 2020.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (DCPH, Slide 28)

Denali Therapeutics Inc. (DNLI)
DNL310 for Mucopolysaccharidosis II (MPS II; Hunter Syndrome)
Event Date:

12/31/2019

Event Type:

Regulatory - IND Filing (Clinical Analysis)

Trial Name:

Phase I/II - 001

Market Group:

Metabolic

Lead Company:

Denali Therapeutics Inc. (DNLI)

Partner Companies:

N/A

Phase:

IND

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A
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Analysis:
Denali announced that it submitted an IND for DNL310 for Hunter syndrome, which is the company’s
first submission with a biotherapeutic product candidate engineered to cross the BBB enabled by the
Transport Vehicle technology.
Denali submitted an IND in late December 2019 for DNL310, or ETV:IDS, a recombinant form of the
iduronate 2-sulfatase (IDS) enzyme engineered to cross the BBB using Denali’s proprietary Enzyme
Transport Vehicle technology. If Denali receives clearance of the IND, it intends to initiate a Phase
I/II clinical trial of DNL310 in patients with Hunter syndrome.

Source:
J.P. Morgan Healthcare Conference 01/14/2020 (DNLI)
J.P. Morgan Healthcare Conference 01/14/2020 (DNLI, Slide 7)

DNL151 for Parkinson's Disease (PD)
Event Date:

01/14/2020

Event Type:

Trial Data - Top-Line Results (Clinical Analysis)

Trial Name:

Phase I - Healthy Volunteers (Netherlands)

Market Group:

Neurology

Lead Company:

Denali Therapeutics Inc. (DNLI)

Partner Companies:

Roche (RHHBY)

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
Denali Therapeutics announced the results of its Phase Ib clinical trial of LRRK2 inhibitor DNL201 in
patients with Parkinson’s disease and its Phase I clinical trial of LRRK2 inhibitor DNL151 in healthy
volunteers.
Context
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Given these data, the DNL151 Phase I and Phase Ib clinical trials have been expanded to study
higher doses. Denali also announced that it submitted an IND for DNL310 for Hunter syndrome,
which is the company’s first submission with a biotherapeutic product candidate engineered to cross
the BBB enabled by the Transport Vehicle technology. Furthermore, a CTA for a Phase I first-inhuman healthy volunteer study of EIF2B activator DNL343, intended for the treatment of ALS and
other neurodegenerative diseases, has been approved. Denali intends to select either DNL201 or
DNL151 in mid-2020 to advance into Phase II/III clinical trials in patients with Parkinson’s disease.
Denali also announced the company modified the trial protocol and added higher doses just to
explore the therapeutic window of DEN151.
Results
Target and pathway engagement of greater than 50 percent and a dose-dependent reduction of
BMP in urine of up to 50 percent were observed at clinically relevant doses.
Most Common Adverse Events
Phase I results with DNL151 in more than 150 healthy volunteers met all safety and biomarker
goals. DNL151 was generally safe and well tolerated at all doses tested, and the majority of subjects
experienced either no or mild AEs.
Conclusion
LRRK2 inhibitor DNL151 Phase I demonstrated high levels of target and pathway engagement and
modulation of lysosomal biomarkers in healthy volunteers and continues in an expanded Phase Ib
study in patients with Parkinson’s disease

Source:
J.P. Morgan Healthcare Conference 01/14/2020 (DNLI)
J.P. Morgan Healthcare Conference 01/14/2020 (DNLI, Slide 13-15)

DNL201 for Parkinson's Disease (PD)
Event Date:

01/14/2020

Event Type:

Trial Data - Top-Line Results (Clinical Analysis)

Trial Name:

Phase Ib - Mild to Moderate Parkinson's Disease +/- LRRK2
Mutation

Market Group:

Neurology
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Lead Company:

Denali Therapeutics Inc. (DNLI)

Partner Companies:

Roche (RHHBY)

Phase:

I

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
Denali Therapeutics announced the results of its Phase Ib clinical trial of LRRK2 inhibitor DNL201 in
patients with Parkinson’s disease and its Phase I clinical trial of LRRK2 inhibitor DNL151 in healthy
volunteers.
Context
Denali also announced that it submitted an IND for DNL310 for Hunter syndrome, which is the
company’s first submission with a biotherapeutic product candidate engineered to cross the BBB
enabled by the Transport Vehicle technology. Furthermore, a CTA for a Phase I first-in-human
healthy volunteer study of EIF2B activator DNL343, intended for the treatment of ALS and other
neurodegenerative diseases, has been approved. Denali intends to select either DNL201 or DNL151
in mid-2020 to advance into Phase II/III clinical trials in patients with Parkinson’s disease.
Results
Phase Ib results with DNL201 in patients with Parkinson’s disease met all biomarker goals by
demonstrating greater than 50 percent inhibition of pS935 LRRK2 and pRAB10 in blood for both
doses tested and improvement of the lysosomal biomarker BMP (22:6-bis-monoacylglycerophosphate) by 20 percent and 60 percent in urine at the low and high dose, respectively.
Most Common Adverse Events
DNL201 was generally well tolerated at the low dose and the majority of subjects experienced either
no or mild adverse events (AEs). There was one SAE considered unrelated to drug. At the high
dose, the majority of subjects experienced either mild or moderate AEs and there was one severe
AE (headache) leading to dose reduction and one study withdrawal (headache and nausea). All
treatment-related AEs were manageable and reversible.
Conclusion
LRRK2 inhibitor DNL201 Phase Ib demonstrated high levels of target and pathway engagement and
improvement of lysosomal biomarkers in patients with Parkinson’s disease.
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Source:
J.P. Morgan Healthcare Conference 01/14/2020 (DNLI)
J.P. Morgan Healthcare Conference 01/14/2020 (DNLI, Slide 10-15)

DNL343 for Amyotrophic Lateral Sclerosis (ALS)
Event Date:

12/01/2019

Event Type:

Regulatory - Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Neurology

Lead Company:

Denali Therapeutics Inc. (DNLI)

Partner Companies:

N/A

Phase:

Development Outside U.S.

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Denali submitted a CTA in early December 2019 for DNL343, a small molecule brain-penetrant
activator of EIF2B.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (DNLI)
J.P. Morgan Healthcare Conference 01/14/2020 (DNLI, Slide 7)

DNL343 for Amyotrophic Lateral Sclerosis (ALS)
Event Date:

01/14/2020
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Event Type:

Trial Announcement - Regulatory Approval to Initiate (Clinical
Analysis)

Trial Name:

Phase I - Healthy Volunteers

Market Group:

Neurology

Lead Company:

Denali Therapeutics Inc. (DNLI)

Partner Companies:

N/A

Phase:

Development Outside U.S.

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Denali submitted a CTA in early December 2019 for DNL343, a small molecule brain-penetrant
activator of EIF2B. The CTA cleared in January 2020, and Denali plans to initiate a Phase I clinical
trial for DNL343 in healthy volunteers.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (DNLI)
J.P. Morgan Healthcare Conference 01/14/2020 (DNLI, Slide 7)

Eagle Pharmaceuticals, Inc. (EGRX)
Ryanodex for Alzheimer's Disease (AD)
Event Date:

01/13/2020

Event Type:

Partnership - Announcement (Clinical Analysis)

Trial Name:

N/A

Market Group:

Neurology
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Lead Company:

Eagle Pharmaceuticals, Inc. (EGRX)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Eagle Pharmaceuticals announced that Eagle and the University of Pennsylvania have agreed on
terms of a new exclusive worldwide license agreement for the development of dantrolene sodium for
the potential treatment of people living with Alzheimer’s disease, including an agreement to fund
additional research and provisions regarding commercialization of products developed under the
license.
In July at the 2019 Alzheimer's Association International Conference, a proof-of-concept preclinical
study conducted at Penn, with Eagle’s participation, documented that intranasal administration of
dantrolene sodium provided therapeutic effects on memory and cognition in a mouse model of
Alzheimer’s.

Source:
Press Release 01/13/2020 (EGRX)
J.P. Morgan Healthcare Conference 01/15/2020 (EGRX, Slide 15-16)

Ryanodex for Acute Radiation Syndrome (ARS)
Event Date:

01/15/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Not Specified

Lead Company:

Eagle Pharmaceuticals, Inc. (EGRX)

Partner Companies:

N/A
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Phase:

Preclinical

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Eagle provided an update on Ryanodex's potential in acute radiation syndrome. In a proof-ofconcept study in a Total-Body Irradiation Animal model, the Ryanodex treatment group had overall
less mortality post-treatment than nontreatment animals. Next, Eagle will conduct a GLP study in a
validated animal model.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (EGRX, Slide 19)

Editas Medicine (EDIT)
Allogeneic Engineered NK Cells Program (Editas/Sandhill) for Cancer
Event Date:

01/13/2020

Event Type:

Partnership - Announcement (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Editas Medicine (EDIT)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
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Editas Medicine and Sandhill Therapeutics announced a strategic research collaboration, license,
and option agreement to combine their respective genome editing and cell therapy technologies to
discover, develop, and manufacture allogeneic engineered natural killer (NK) cells and non-alpha
beta T cell medicines for the treatment of cancer.
This collaboration brings together Editas Medicine’s genome editing technology and Sandhill’s
BINATE product process, a universal donor technology to extract, isolate, and expand NK cells and
non-alpha beta T cells, to develop medicines for the treatment of solid tumor cancers.
Under the terms of the agreement, Editas Medicine obtains an exclusive license to Sandhill’s
technology to research, develop and commercialize immuno-oncology engineered cell medicines for
solid tumors originating within a given area of the body and an option to expand such license to two
additional areas. In return, Sandhill will receive an upfront payment, development and sales-based
milestone payments, and royalties on sales of resulting Editas products.
RBC Capital Markets acted as exclusive financial advisor to Sandhill for the transaction.

Source:
Press Release 01/13/2020 (EDIT)
J.P. Morgan Healthcare Conference 01/15/2020 (EDIT)

EDIT-102 for Usher Syndrome
Event Date:

01/13/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Ophthalmology

Lead Company:

Editas Medicine (EDIT)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)
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Average Approval:

N/A

Analysis:
Editas announced that the company declared a EDIT-102 development candidate for the treatment
of Usher syndrome 2A (USH2A).
Source:
Press Release 01/13/2020 (EDIT)
J.P. Morgan Healthcare Conference 01/15/2020 (EDIT)

Eli Lilly & Company (LLY)
Lilly/Zymeworks Bispecific Antibody Program for Undisclosed
Event Date:

12/31/2019

Event Type:

Regulatory - IND Filing (Clinical Analysis)

Trial Name:

N/A

Market Group:

Not Specified

Lead Company:

Eli Lilly & Company (LLY)

Partner Companies:

Zymeworks (ZYME)

Phase:

IND

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Zymeworks announced that Eli LIlly filed an IND for its 2nd Azymetric Bispecific antibody drug in
2019.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (ZYME, Slide 24)
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Fresenius SE & Co. KGaA (FSNUY)
Biosimilar Adalimumab (Fresenius Kabi) for Psoriasis
Event Date:

12/31/2019

Event Type:

Progress Update - Product Launch (Europe) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Autoimmune/immunology

Lead Company:

Fresenius SE & Co. KGaA (FSNUY)

Partner Companies:

N/A

Phase:

III

Change to Likelihood of Approval:

0%

Likelihood of Approval:

59% (Same As Avg.)

Average Approval:

59%

Analysis:
Fresenius announced that the company launched Idacio, its first adalimumab biosimilar, in Europe in
2019. Idacio was approved by the European Commission (EC) in April 2019.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (FSNUY)

G1 Therapeutics, Inc. (GTHX)
Trilaciclib for Small Cell Lung Cancer (SCLC)
Event Date:

12/31/2019

Event Type:

Regulatory - Rolling NDA/BLA Initiated (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology
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Lead Company:

G1 Therapeutics, Inc. (GTHX)

Partner Companies:

N/A

Phase:

NDA/BLA

Change to Likelihood of Approval:

72%

Likelihood of Approval:

85% (3% Above Avg.)

Average Approval:

82%

Analysis:
G1 Therapeutics announced that the company initiated a rolling NDA submission for Trilaciclib for
the treatment of Small Cell Lung Cancer (SCLC) in the fourth quarter of 2019. Completion of the
NDA submission is expected in the second quarter of 2020.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (GTHX, Slide 13)

Lerociclib for Breast Cancer
Event Date:

01/14/2020

Event Type:

Trial Announcement - Patient Enrollment Completed (Clinical
Analysis)

Trial Name:

Phase Ib/IIa - w/Fulvestrant

Market Group:

Oncology

Lead Company:

G1 Therapeutics, Inc. (GTHX)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

12% (2% Above Avg.)
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Average Approval:

10%

Analysis:
G1 Therapeutics announced that the company has fully enrolled its Phase I/II study of lerociclib in
breast cancer and non-small cell lung cancer.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (GTHX, Slide 27)

Lerociclib for Non-Small Cell Lung Cancer (NSCLC)
Event Date:

01/14/2020

Event Type:

Trial Announcement - Patient Enrollment Completed (Clinical
Analysis)

Trial Name:

Phase Ib/II - w/Tagrisso

Market Group:

Oncology

Lead Company:

G1 Therapeutics, Inc. (GTHX)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
G1 Therapeutics announced that the company has fully enrolled its Phase I/II study of lerociclib in
breast cancer and non-small cell lung cancer.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (GTHX, Slide 27)

Galapagos NV (GLPG)
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GLPG4399 for Inflammatory Disorders
Event Date:

01/16/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Autoimmune/immunology

Lead Company:

Galapagos NV (GLPG)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Galapagos currently list GLPG4399 for the treatment of inflammatory disorders in preclinical
development on its pipeline. Clinical studies are expected to initiate in 2020.
Source:
J.P. Morgan Healthcare Conference 01/16/2020 (GLPG, Slide 18)

Galderma S.A.
Dysport for Wrinkles
Event Date:

01/15/2020

Event Type:

Regulatory - Supplemental Filing (Europe) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Dermatology

Lead Company:

Galderma S.A.
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Partner Companies:

Ipsen (IPSEY)
Saol

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
Ipsen lists the company is expecting a European regulatory decision for the Dysport solution for the
treatment of glabellar lines in 2020. As such, we assume a supplemental application has been filed.
Source:
Sagient Analysis
J.P. Morgan Healthcare Conference 01/15/2020 (IPSEY, Slide 11)

Dysport for Wrinkles
Event Date:

07/25/2019

Event Type:

Regulatory - Filing for Approval (Emerging Markets) (Clinical
Analysis)

Trial Name:

N/A

Market Group:

Dermatology

Lead Company:

Galderma S.A.

Partner Companies:

Ipsen (IPSEY)
Saol

Phase:

Approved

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)
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Average Approval:

100%

Analysis:
Ipsen announced the company is pending registration for Somatuline in China for acromegaly as
well as Dysport for glabellar lines in China on July 25, 2019. As Ipsen lists the company is expecting
a regulatory decision in China for Dysport for the treatment of glabellar lines, we assume the
application has been filed.
Source:
Company Q2 Earnings Conference Call 07/25/2019 (IPSEY)
Sagient Analysis
J.P. Morgan Healthcare Conference 01/15/2020 (IPSEY, Slide 11)

Genmab A/S (GMAB)
HuMax-AXL ADC for Solid Tumors
Event Date:

01/15/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase I/II - 01

Market Group:

Oncology

Lead Company:

Genmab A/S (GMAB)

Partner Companies:

Seattle Genetics (SGEN)

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
Genmab announced expansion cohorts of a Phase I/II trial of enapotamab vedotin in solid tumors
are recruiting with a data readout expected in the second half of 2020.
Source:
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J.P. Morgan Healthcare Conference 01/15/2020 (Genmab, Slide 14)

Glaukos Corporation (GKOS)
iStent for Glaucoma / Ocular Hypertension (Ophthalmology)
Event Date:

01/15/2020

Event Type:

Regulatory - Supplemental Approval (Japan) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Ophthalmology

Lead Company:

Glaukos Corporation (GKOS)

Partner Companies:

N/A

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
Glaukos announced that iStent Inject has been approved in Japan.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (GKOS)

GlaxoSmithKline plc (GSK)
Dostarlimab for Uterine (Endometrial) Cancer
Event Date:

01/14/2020

Event Type:

Regulatory - NDA/BLA Filing (Clinical Analysis)
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Trial Name:

N/A

Market Group:

Oncology

Lead Company:

GlaxoSmithKline plc (GSK)

Partner Companies:

AnaptysBio (ANAB)

Phase:

NDA/BLA

Change to Likelihood of Approval:

47%

Likelihood of Approval:

86% (4% Above Avg.)

Average Approval:

82%

Analysis:
GlaxoSmithKline announced that the Biologics License Application (BLA) was submitted for
dostarlimab for the treatment of endometrial cancer and is anticipated to be approved in 2020.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (GSK, Slide 11)
J.P. Morgan Healthcare Conference 01/15/2020 (ANAB, Slide 4)

Trelegy Ellipta for Chronic Obstructive Pulmonary Disease (COPD)
Event Date:

06/30/2019

Event Type:

Regulatory - sNDA/sBLA Filing (Clinical Analysis)

Trial Name:

N/A

Market Group:

Respiratory

Lead Company:

GlaxoSmithKline plc (GSK)

Partner Companies:

Innoviva (INVA)
Theravance Biopharma (TBPH)

Phase:

Approved

Change to Likelihood of Approval:

0%
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Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
Theravance announced that GSK filed a sNDA for Trelegy Ellipta in the second quarter of 2019 for
mortality benefit compared with Anoro in COPD.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (TBPH, Slide 7)

Guardant Health, Inc. (GH)
Guardant360 for Non-Small Cell Lung Cancer (NSCLC)
Event Date:

01/13/2020

Event Type:

Partnership - Announcement (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Guardant Health, Inc. (GH)

Partner Companies:

Amgen (AMGN)
Merck KGaA (MKGAY)
Mirati Therapeutics (MRTX)

Phase:

IDE

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Guardant Health announced a strategic collaboration to develop and help support commercialization
of a blood-based companion diagnostic (CDx) test for Amgen’s AMG 510, an investigational oral
therapy that inhibits KRAS G12C mutant protein, globally. Under the agreement, Guardant Health
will pursue U.S. Food and Drug Administration (FDA) Pre-Market Approval, Japan Pharmaceutical
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and Medical Device Agency Approval, and European CE-Mark for Guardant360 CDx as a
companion diagnostic for AMG 510 in metastatic non-small cell lung cancer (NSCLC) patients with
the KRAS G12C mutation.
AMG 510 is the first-in-class KRAS G12C inhibitor to advance to the clinic, and Amgen is currently
enrolling patients in a potentially registrational Phase II study. The FDA granted Orphan Drug
Designation to AMG 510 for previously treated metastatic NSCLC and colorectal cancer with KRAS
G12C mutation and Fast Track Designation for previously treated metastatic NSCLC with KRAS
G12C mutation.

Source:
Press Release 01/13/2020 (GH)
J.P. Morgan Healthcare Conference 01/13/2020 (GH)
J.P. Morgan Healthcare Conference 01/13/2020 (GH, Presentation Slides)

GW Pharmaceuticals plc (GWPH)
Epidiolex for Dravet Syndrome (Epilepsy)
Event Date:

01/12/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Neurology

Lead Company:

GW Pharmaceuticals plc (GWPH)

Partner Companies:

N/A

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
GW Pharmaceuticals reported preliminary, unaudited net product sales for the fourth quarter and
full-year 2019 and key priorities for 2020.
January 2020|214

Preliminary Unaudited Fourth Quarter and Full-Year 2019 Net Product Sales
Based on preliminary unaudited financial information, the company expects total net product sales to
be approximately $108 million for the fourth quarter and approximately $309 million for the year
ended December 31, 2019. Total net product sales of Epidiolex are expected to be approximately
$104 million for the fourth quarter and approximately $296 million for the full year. Cash and cash
equivalents at December 31, 2019 were approximately $536 million. Fourth quarter and full-year
2019 financial results are expected to be reported on February 25th, 2020.
Key Priorities for 2020
EPIDIOLEX commercialization:
•

•
•

Continue to drive revenue growth:
o Build on experiences from existing physicians to increase prescribing to appropriate
patients
o Accelerate adoption across a broader prescriber base
o Work with U.S. commercial and government payors to ensure that appropriate
patients have access to Epidiolex with as few restrictions as possible
o Enter long-term care segment
o Submit and obtain approval of the Tuberous Sclerosis Complex indication in both the
U.S. and Europe, thereby expanding the target population
o Successful pricing and reimbursement, and launch execution, in the major five
European countries (Germany, France, UK, Spain and Italy)
Supplement existing 9 Orange Book listed patents (expiry 2035) with additional use patents,
and obtain grant of the Epidiolex "composition" patent
Advance the medical literature regarding Epidiolex through publications in medical journals
and at major scientific and medical meetings, notably the American Academy of Neurology
and American Epilepsy Society meetings

EU Launch Update: Epidyolex (cannabidiol)
First wave of launches in 5 major markets:
•
•
•
•
•

Commercialization underway in France and Germany
UK NICE endorsement; funded by NHS; UK launch expected early 2020
Spain and Italy launches in 2020 following pricing and reimbursement
Early Access Program includes >1,100 patients across 5 major markets and >400 physicians
from 250 epilepsy centers
Plans in place for progression of pricing and reimbursement in second wave of 10 EU
markets

Source:
J.P. Morgan Healthcare Conference 01/12/2020 (GWPH)
J.P. Morgan Healthcare Conference 01/14/2020 (GWPH, Slide 14, 18)
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Nabiximols for Neuromuscular Spasm and Spasticity
Event Date:

01/12/2020

Event Type:

Progress Update - Development Review (Clinical Analysis)

Trial Name:

N/A

Market Group:

Neurology

Lead Company:

GW Pharmaceuticals plc (GWPH)

Partner Companies:

Bayer (BAYRY)
Ipsen (IPSEY)
Novartis (NVS)
Almirall (ALM:SM)

Phase:

III

Change to Likelihood of Approval:

0%

Likelihood of Approval:

52% (Same As Avg.)

Average Approval:

52%

Analysis:
GW Pharmaceuticals reported preliminary, unaudited net product sales for the fourth quarter and
full-year 2019 and key priorities for 2020.
Key Priorities for 2020; Nabiximols (known as Sativex outside US) in the US:
•
•
•

Commence pivotal clinical program in initial target indication of spasticity associated with
Multiple Sclerosis
Commence clinical program to expand future label to include spasticity associated with
Spinal Cord Injury
Commence clinical program in PTSD

FDA meetings have been held to agree clinical and CMC requirements. The Phase III trial protocol
has been finalized and the trial is to commence in the first half of 2020 with 450 patients at sites in
the US and Europe. Two 30 patient "mechanistic" studies are set to commence in the first half of
2020, with CMC data in place.
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Source:
J.P. Morgan Healthcare Conference 01/12/2020 (GWPH)
J.P. Morgan Healthcare Conference 01/14/2020 (GWPH, Slide 21)

Epidiolex for Lennox-Gastaut Syndrome (LGS; Epilepsy)
Event Date:

01/12/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Neurology

Lead Company:

GW Pharmaceuticals plc (GWPH)

Partner Companies:

N/A

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
GW Pharmaceuticals reported preliminary, unaudited net product sales for the fourth quarter and
full-year 2019 and key priorities for 2020.
Preliminary Unaudited Fourth Quarter and Full-Year 2019 Net Product Sales
Based on preliminary unaudited financial information, the company expects total net product sales to
be approximately $108 million for the fourth quarter and approximately $309 million for the year
ended December 31, 2019. Total net product sales of Epidiolex are expected to be approximately
$104 million for the fourth quarter and approximately $296 million for the full year. Cash and cash
equivalents at December 31, 2019 were approximately $536 million. Fourth quarter and full-year
2019 financial results are expected to be reported on February 25th, 2020.
Key Priorities for 2020
EPIDIOLEX commercialization:
•

Continue to drive revenue growth:
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o

•
•

Build on experiences from existing physicians to increase prescribing to appropriate
patients
o Accelerate adoption across a broader prescriber base
o Work with U.S. commercial and government payors to ensure that appropriate
patients have access to Epidiolex with as few restrictions as possible
o Enter long-term care segment
o Submit and obtain approval of the Tuberous Sclerosis Complex indication in both the
U.S. and Europe, thereby expanding the target population
o Successful pricing and reimbursement, and launch execution, in the major five
European countries (Germany, France, UK, Spain and Italy)
Supplement existing 9 Orange Book listed patents (expiry 2035) with additional use patents,
and obtain grant of the Epidiolex "composition" patent
Advance the medical literature regarding Epidiolex through publications in medical journals
and at major scientific and medical meetings, notably the American Academy of Neurology
and American Epilepsy Society meetings

EU Launch Update: Epidyolex (cannabidiol)
First wave of launches in 5 major markets:
•
•
•
•
•

Commercialization underway in France and Germany
UK NICE endorsement; funded by NHS; UK launch expected early 2020
Spain and Italy launches in 2020 following pricing and reimbursement
Early Access Program includes >1,100 patients across 5 major markets and >400 physicians
from 250 epilepsy centers
Plans in place for progression of pricing and reimbursement in second wave of 10 EU
markets

Source:
J.P. Morgan Healthcare Conference 01/12/2020 (GWPH)
J.P. Morgan Healthcare Conference 01/14/2020 (GWPH, Slide 14, 18)

Hanmi Pharmaceutical Co., Ltd. (128940:KS)
HM-15136 for Hyperinsulinemia/Hypoglycemia
Event Date:

01/15/2020

Event Type:

Trial Announcement - Trial Completed (Clinical Analysis)

Trial Name:

Phase I - SAD

Market Group:

Endocrine
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Lead Company:

Hanmi Pharmaceutical Co., Ltd. (128940:KS)

Partner Companies:

N/A

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

14% (Same As Avg.)

Average Approval:

14%

Analysis:
Hanmi Pharmaceutical announced that HM15136 completed Phase I single ascending dose (SAD)
clinical study and the multiple ascending doses, and (MAD) trial is expected to be completed by the
third quarter of 2020.
Source:
J.P. Morgan Healthcare Conference 01/15/2020

HM43239 for Acute Myelogenous Leukemia (AML)
Event Date:

01/15/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase I/II - Dose Escalation

Market Group:

Oncology

Lead Company:

Hanmi Pharmaceutical Co., Ltd. (128940:KS)

Partner Companies:

N/A

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

6% (Same As Avg.)

Average Approval:

6%

Analysis:
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Hanmi Pharmaceutical announced that a clinical trial of HM43239, a FLT3 inhibitor for the treatment
of acute myeloid leukemia, is going forward.

Source:
J.P. Morgan Healthcare Conference 01/15/2020

HM12525A for Obesity
Event Date:

01/15/2020

Event Type:

Trial Data - Top-Line Results (Clinical Analysis)

Trial Name:

Phase II - Non-Diabetic Severely Obese

Market Group:

Metabolic

Lead Company:

Hanmi Pharmaceutical Co., Ltd. (128940:KS)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

21% (3% Below Avg.)

Average Approval:

24%
Placebo Comparator Treatment

Treatment

HM12525A HM12525A
Dose 1
Dose 2
Weekly
Weekly

Treatment Description

Placebo

Liraglutide
3mg Daily

Number of Patients

55

110

110

110

Number of Evaluable
Patients

N/A

N/A

N/A

N/A

Percent Body Weight
Change from Baseline,
Week 26

-1.800
%

-7.500 %

-11.800
%

-9.800 %
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Analysis:
Hanmi Pharmaceutical announced data from its head-to-head comparative study of HM12525A with
Liraglutide (branded Saxenda) in obesity treatment.
Design
A total of 385 non-diabetic, obese patients were enrolled into 4 cohorts; Cohort 1 (n=110) received
Dose 1 of HM12525A weekly, Cohort 2 (n=110) received Dose 2 of HM12525A weekly, Cohort 3
(n=110) received liraglutide 3 mg daily, and Cohort 4 (n=55) received placebo.
Endpoints
The primary objective of this study was percent change in body weight from baseline to week 26
compared to placebo.
Results
Per the results, 40% of patients achieved ≥ 10% weight loss in 26 weeks. Researchers observed
improved metabolic profiles to reduce CV risk, including improved blood lipid profile and clinically
meaningful blood pressure reduction.
Percent body weight change at week 26 vs. baseline was -11.8%, -9.8%, -7.5%, and -1.8% for
Cohorts 1, 2, 3, and 4, respectively.
Most Common Adverse Events
A tolerable safety profile was observed.
Conclusion
HM12525A achieved double-digit percentage of weight loss, significant blood lipid reduction, blood
pressure reduction and a tolerable safety profile.

Source:
J.P. Morgan Healthcare Conference 01/15/2020
J.P. Morgan Healthcare Conference 01/15/2020 (Presentation, Slide 13)

HM15211 for Non-Alcoholic Steatohepatitis (NASH)
Event Date:

01/15/2020

Event Type:

Trial Data - Top-Line Results (Clinical Analysis)

Trial Name:

Phase I - NAFLD/NASH
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Market Group:

Endocrine

Lead Company:

Hanmi Pharmaceutical Co., Ltd. (128940:KS)

Partner Companies:

N/A

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

14% (Same As Avg.)

Average Approval:

14%

Analysis:
Hanmi Pharmaceutical announced data from its Phase Ib study of HM15211 in obese patients with
NAFLD or patients with NASH.
Design
Inclusion criteria to the study included body mass index ≥ 30 kg/m2 and liver fat by MRI-PDFF ≥
10%. A total of 48 patients were enrolled into 4 cohorts of 12, each with 9 patients receiving
treatment and 3 receiving placebo.
Endpoints
Relative % liver fat changes by MRI-PDFF were taken at Week 8 and Week 12.
Results
HM15211 showed rapid and potent effect in reducing liver fat in this Phase I multiple ascending dose
study, and that it is also effective in suppressing hepatic stellate cell activation and reducing proinflammatory cytokines. Results showed outcomes in steatosis resolution, and most patients
achieved ≥ 30% liver fat reduction.

Source:
J.P. Morgan Healthcare Conference 01/15/2020
J.P. Morgan Healthcare Conference 01/15/2020 (Presentation, Slide 11)

HM15211 for Non-Alcoholic Steatohepatitis (NASH)
Event Date:

01/15/2020
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Event Type:

Trial Announcement (Clinical Analysis)

Trial Name:

N/A

Market Group:

Endocrine

Lead Company:

Hanmi Pharmaceutical Co., Ltd. (128940:KS)

Partner Companies:

N/A

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

14% (Same As Avg.)

Average Approval:

14%

Analysis:
Hanmi Pharmaceutical announced that the company plans to initiate a Phase II study of HM15211 in
the second quarter of 2020 with biopsy-proven NASH patients.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (Hanmi)
J.P. Morgan Healthcare Conference 01/15/2020 (Presentation, Slide 12)

Healios K.K. (4593:JP)
HLCR011 for Wet Age-Related Macular Degeneration (Wet AMD)
(Ophthalmology)
Event Date:

01/15/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Ophthalmology

Lead Company:

Healios K.K. (4593:JP)
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Partner Companies:

N/A

Phase:

Development Outside U.S.

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Healos currently lists HLCR011 for wet AMD as one of its key iPSC programs to address large
markets with unmet needs.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (Healios, Slide 23)

HLCR012 for Dry Age-Related Macular Degeneration (Dry AMD)/Geographic
Atrophy (Ophthalmology)
Event Date:

01/15/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Ophthalmology

Lead Company:

Healios K.K. (4593:JP)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
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Healos currently lists HLCR012 for dry AMD as one of its key iPSC programs to address large
markets with unmet needs.

Source:
J.P. Morgan Healthcare Conference 01/15/2020 (Healios, Slide 23)

HLCL041 for Liver Failure / Cirrhosis
Event Date:

01/15/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Gastroenterology (non inflammatory bowel disease)

Lead Company:

Healios K.K. (4593:JP)

Partner Companies:

N/A

Phase:

Development Outside U.S.

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Healos currently lists HLCL041 for metabolic liver disease as one of its key iPSC programs to
address large markets with unmet needs.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (Healios, Slide 23)

Hutchison MediPharma Limited (HCM)
Sulfatinib for Neuroendocrine Tumors (NET)
January 2020|225

Event Date:

01/15/2020

Event Type:

Trial Announcement - Patient Enrollment Completed (Clinical
Analysis)

Trial Name:

Phase Ib/II - PoC Study

Market Group:

Oncology

Lead Company:

Hutchison MediPharma Limited (HCM)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
Hutchison MediPharma announced that the U.S. Phase Ib/II trial evaluating sulfatinib in pancreatic
neuroendocrine tumors (P-NET) has completed patient enrollment.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (HCM, Slide 24)

Fruquintinib for Non-Small Cell Lung Cancer (NSCLC)
Event Date:

01/15/2020

Event Type:

Trial Announcement - Trial Completed (Emerging Markets) (Clinical
Analysis)

Trial Name:

Phase II - w/Iressa (China)

Market Group:

Oncology

Lead Company:

Hutchison MediPharma Limited (HCM)
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Partner Companies:

Eli Lilly (LLY)

Phase:

Development Outside U.S.

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Hutchison MediPharma announced that the Phase II study evaluating fruquintinib in combination
with Iressa has been completed.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (HCM, Slide 29)

ImmunoGen, Inc. (IMGN)
IMGN151 for Cancer
Event Date:

01/16/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

ImmunoGen, Inc. (IMGN)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
January 2020|227

ImmunoGen announced that IMGN151 will transition to preclinical development in 2020.

Source:
J.P. Morgan Healthcare Conference 01/16/2020 (IMGN, Slide 20)

Incyte Corporation (INCY)
INCB057643 for Cancer
Event Date:

01/13/2020

Event Type:

Trial Announcement - Regulatory Approval to Initiate (Clinical
Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Incyte Corporation (INCY)

Partner Companies:

N/A

Phase:

IND

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Incyte Corporation announced that the hold on the INCB057643 program has been lifted. The IND
(Investigational New Drug) was cleared by the U.S. Food and Drug Administration (FDA) for a
clinical program. Preclinical studies have shown that INCB057643 combines JAK/BET inhibition,
reduces serum cytokines, disease burden and reverses bone marrow fibrosis in mice.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (INCY, Slide 14)
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INCB00928 for Myelofibrosis (MF)
Event Date:

01/13/2020

Event Type:

Trial Announcement - Regulatory Approval to Initiate (Clinical
Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Incyte Corporation (INCY)

Partner Companies:

N/A

Phase:

IND

Change to Likelihood of
Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Incyte Corporation announced that the U.S. Food and Drug Administration (FDA) cleared the
INCB00928 Investigational New Drug (IND) clinical program. Preclinical models have shown that
myelofibrosis patients often have anemia at diagnosis or develop it during treatment. ALK2 inhibition
with INCB00928 reduces plasma hepcidin levels and improves markers of anemia.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (INCY, Slide 14)

Ruxolitinib Cream for Atopic Dermatitis (Eczema)
Event Date:

01/13/2020

Event Type:

Trial Announcement - Patient Enrollment Completed (Clinical
Analysis)

Trial Name:

Phase III - TRuE-AD1 , Phase III - TRuE-AD2
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Market Group:

Allergy

Lead Company:

Incyte Corporation (INCY)

Partner Companies:

N/A

Phase:

III

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

62% (Same As Avg.)

Average Approval:

62%

Analysis:
Incyte Corporation announced that the two Phase III trials (TRuE-AD1, TRuE-AD2) are completely
enrolled. The studies enrolled 1200 patients in total, >12 years old. Two doses were evaluated
(0.75% BID and 1.5% BID versus vehicle cream). The primary endpoint was IGA-TS at week 8. Topline results are expected in the first quarter of 2020.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (INCY, Slide 17)

InflaRx N.V. (IFRX)
IFX-1 for Hidradenitis Suppurativa
Event Date:

01/16/2020

Event Type:

Trial Announcement - Trial Completed (Clinical Analysis)

Trial Name:

Phase IIb - SHINE

Market Group:

Dermatology

Lead Company:

InflaRx N.V. (IFRX)

Partner Companies:

N/A

Phase:

II
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Change to Likelihood of Approval:

0%

Likelihood of Approval:

17% (7% Below Avg.)

Average Approval:

24%

Analysis:
InflaRx announced that the Phase IIb SHINE trial of IFX-1 for the treatment of hidradenitis
suppurativa has been completed.
Source:
J.P. Morgan Healthcare Conference 01/16/2020 (IFRX, Slide 4)

IFX-1 for Cancer
Event Date:

01/16/2020

Event Type:

Trial Announcement (Clinical Analysis)

Trial Name:

Phase II - 001

Market Group:

Oncology

Lead Company:

InflaRx N.V. (IFRX)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
InflaRx announced that the Company will initiate a Phase II trial of IFX-1 for an undisclosed
indication of oncology this year.
Source:
J.P. Morgan Healthcare Conference 01/16/2020 (IFRX, Slide 34)
J.P. Morgan Healthcare Conference 01/16/2020 (IFRX)
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Insmed Incorporated (INSM)
Arikayce for Respiratory Tract Infections (Excluding Pneumonia) (Antibacterial)
Event Date:

09/30/2019

Event Type:

Progress Update - Product Launch (U.S.) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Infectious disease

Lead Company:

Insmed Incorporated (INSM)

Partner Companies:

N/A

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
Inmed announced that ARIKAYCE has launched in the US and reported strong initial uptake in the
third quarter of 2019.
Source:
J.P. Morgan Healthcare Conference 01/16/2020 (INSM, Slide 10)

Insulet Corporation (PODD)
Omnipod Horizon System for Diabetes Mellitus, Type I
Event Date:

12/31/2019

Event Type:

Trial Announcement - Trial Completed (Clinical Analysis)
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Trial Name:

Horizon Prepivotal Study (US)

Market Group:

Endocrine

Lead Company:

Insulet Corporation (PODD)

Partner Companies:

N/A

Phase:

IDE

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Insulet announced that it has completed its pre-pivotal study of the Omnipod Horizon System for
type 1 diabetes. 28 individuals ages 6 to 70 years were enrolled.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (PODD, Slide 15)

Ipsen SA (IPSEY)
Palovarotene for Fibrodysplasia Ossificans Progressiva (FOP)
Event Date:

01/15/2020

Event Type:

Regulatory - FDA Response (Clinical Analysis)

Trial Name:

N/A

Market Group:

Metabolic

Lead Company:

Ipsen SA (IPSEY)

Partner Companies:

Roche (RHHBY)

Phase:

III

Change to Likelihood of Approval:

0%
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Likelihood of Approval:

64% (2% Above Avg.)

Average Approval:

62%

Analysis:
Ipsen announced the company received a letter from the FDA on January 15, 2020, in regards to the
partial hold from December 2019. The company plans to resolve the partial clinical hold and provide
palovarotene to fibrodysplasia ossificans progressiva (FOP) patients in 2020.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (IPSEY)

Palovarotene for Fibrodysplasia Ossificans Progressiva (FOP)
Event Date:

01/15/2020

Event Type:

Regulatory - Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Metabolic

Lead Company:

Ipsen SA (IPSEY)

Partner Companies:

Roche (RHHBY)

Phase:

III

Change to Likelihood of Approval:

0%

Likelihood of Approval:

64% (2% Above Avg.)

Average Approval:

62%

Analysis:
Ipsen lists that palovarotene for episodic fibrodysplasia ossificans progressiva (FOP) has been filed
in Canada and the company awaits a regulatory decision in 2020.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (IPSEY, Slide 11)
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Ironwood Pharmaceuticals, Inc. (IRWD)
Linzess for Irritable Bowel Syndrome (IBS)
Event Date:

12/31/2019

Event Type:

Regulatory - sNDA/sBLA Filing (Clinical Analysis)

Trial Name:

N/A

Market Group:

Gastroenterology (non inflammatory bowel disease)

Lead Company:

Ironwood Pharmaceuticals, Inc. (IRWD)

Partner Companies:

AstraZeneca (AZN)
Allergan (AGN)
Astellas (4503:JP)

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
In 2019, Ironwood demonstrated positive linaclotide Phase IIIb overall abdominal symptom data
(bloating, pain, discomfort) and submitted a sNDA to the FDA in order to add this data to the label.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (IRWD, Slide 7, 10)

MD-7246 for Irritable Bowel Syndrome (IBS)
Event Date:

01/13/2020

Event Type:

Trial Announcement - Patient Enrollment Completed (Clinical
Analysis)

Trial Name:

Phase II - Abdominal Pain w/IBS-D
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Market Group:

Gastroenterology (non inflammatory bowel disease)

Lead Company:

Ironwood Pharmaceuticals, Inc. (IRWD)

Partner Companies:

Allergan (AGN)

Phase:

II

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

26% (2% Above Avg.)

Average Approval:

24%

Analysis:
Ironwood completed enrollment in a Phase II study of MD-7246 in abdominal pain associated with
IBS-D. Data are expected in mid 2020.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (IRWD, Slide 37)

Johnson & Johnson (JNJ)
TD-1473 for Ulcerative Colitis (UC)
Event Date:

01/15/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase IIb/III - RHEA

Market Group:

Autoimmune/immunology

Lead Company:

Johnson & Johnson (JNJ)

Partner Companies:

Theravance Biopharma (TBPH)

Phase:

III

Change to Likelihood of Approval:

0%
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Likelihood of Approval:

59% (Same As Avg.)

Average Approval:

59%

Analysis:
Theravance announced the partnership with GSK has accelerated its clinical program, particularly
enrollment for the Phase IIb/III RHEA trial. This study is expected to produce data at the end of
2020.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (TBPH)

TD-1473 for Crohn's Disease
Event Date:

01/15/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase II - DIONE

Market Group:

Autoimmune/immunology

Lead Company:

Johnson & Johnson (JNJ)

Partner Companies:

Theravance Biopharma (TBPH)

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

20% (Same As Avg.)

Average Approval:

20%

Analysis:
Theravance reported accelerated progress on the Phase II DIONE study of TD-1473 in Crohn's
Disease. The trial is expected to have top-line data in late 2020.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (TBPH, Slide 18)
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Jounce Therapeutics, Inc. (JNCE)
JTX-1811 for Solid Tumors
Event Date:

01/16/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Jounce Therapeutics, Inc. (JNCE)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Jounce announced the development of JTX-1811, a monoclonal antibody designed to deplete T
regulatory cells in the tumor microenviornment. PD-1 inhibitor resistant mouse tumor models have
shown use of JTX-1811 as resulted in anti-tumor activity and restoration of PD-1i activity.
Source:
J.P. Morgan Healthcare Conference 01/16/2020 (JNCE, Slide 20-22)

Kaleido Biosciences, Inc. (KLDO)
KB195 for Urea Cycle Disorders and Derangements (UCD)
Event Date:

01/15/2020

Event Type:

Regulatory - FDA Response (Clinical Analysis)

Trial Name:

N/A
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Market Group:

Metabolic

Lead Company:

Kaleido Biosciences, Inc. (KLDO)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

24% (Same As Avg.)

Average Approval:

24%

Analysis:
Kaleido announced that the recent U.S. FDA feedback allows for initiation of the Phase III pivotal
trial upon filing an IND for KB195.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (KLDO)

Karyopharm Therapeutics (KPTI)
Xpovio for Diffuse Large B-Cell Lymphoma (DLBCL) - NHL
Event Date:

01/14/2020

Event Type:

Trial Announcement (Clinical Analysis)

Trial Name:

Phase II/III - XPORT-DLBCL-030 (w/R-GDP)

Market Group:

Oncology

Lead Company:

Karyopharm Therapeutics (KPTI)

Partner Companies:

Ono (4528:JP)
HealthCare Royalty Partners
Antengene

Phase:

NDA/BLA

Change to Likelihood of Approval:

0%
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Likelihood of Approval:

90% (8% Above Avg.)

Average Approval:

82%

Analysis:
Karyopharm announced the company is planning a Phase II/III trial for a combination treatment of
selinexor with rituximab, gemcitabine, dexamethasone, and platinum (R-GDP) for the treatment of
diffuse large B-cell lymphoma. The company expects to initiate the trial in 2020.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (KPTI, Slide 36)

Xpovio for Diffuse Large B-Cell Lymphoma (DLBCL) - NHL
Event Date:

01/14/2020

Event Type:

Trial Announcement (Clinical Analysis)

Trial Name:

Phase I - XPORT-DLBCL-025 (w/Chemotherapy + NonChemotherapy)

Market Group:

Oncology

Lead Company:

Karyopharm Therapeutics (KPTI)

Partner Companies:

Ono (4528:JP)
HealthCare Royalty Partners
Antengene

Phase:

NDA/BLA

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

90% (8% Above Avg.)

Average Approval:

82%

Analysis:
Karyopharm announced the company is planning a Phase I study of selinexor with chemotherapy
and non-chemotherapy regimens for the treatment of diffuse large B-cell lymphoma. The company
expects to initiate the study in 2020.
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Source:
J.P. Morgan Healthcare Conference 01/14/2020 (KPTI, Slide 36)

Xpovio for Colorectal Cancer (CRC)
Event Date:

01/14/2020

Event Type:

Trial Announcement (Clinical Analysis)

Trial Name:

Phase I/II - XPORT-STP-027 (w/Pembrolizumab)

Market Group:

Oncology

Lead Company:

Karyopharm Therapeutics (KPTI)

Partner Companies:

Ono (4528:JP)
HealthCare Royalty Partners
Antengene

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

6% (Same As Avg.)

Average Approval:

6%

Analysis:
Karyopharm announced the company is planning a Phase I/II trial of selinexor in combination with
pembrolizumab for colorectal cancer (CRC) and selinexor in combination with docetaxel for nonsmall cell lung cancer (NSCLC). The study is expected to start in 2020.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (KPTI, Slide 36)

KPT-9274 for Acute Myelogenous Leukemia (AML)
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Event Date:

01/14/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Karyopharm Therapeutics (KPTI)

Partner Companies:

Antengene

Phase:

I

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

6% (Same As Avg.)

Average Approval:

6%

Analysis:
Karyopharm lists KPT-9274 for the treatment of acute myeloid leukemia (AML) in Phase I
development.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (KPTI, Slide 36)

Xpovio for Brain Cancer (Malignant Glioma; AA and glioblastoma (GBM))
Event Date:

01/14/2020

Event Type:

Trial Announcement (Clinical Analysis)

Trial Name:

Phase I - XPORT-DLBCL-025 (Newly Diagnosed/Recurrent)

Market Group:

Oncology

Lead Company:

Karyopharm Therapeutics (KPTI)

Partner Companies:

Ono (4528:JP)
HealthCare Royalty Partners
Antengene
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Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

11% (1% Above Avg.)

Average Approval:

10%

Analysis:
Karyopharm announced the company is planning a Phase I study of selinexor in combination with
active agents for patients with newly diagnosed or recurrent glioblastoma multiforme (GBM). The
study is expected to start in 2020.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (KPTI, Slide 36)

Eltanexor for Myelodysplastic Syndrome (MDS)
Event Date:

01/14/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Karyopharm Therapeutics (KPTI)

Partner Companies:

Ono (4528:JP)
Antengene

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
Karyopharm lists eltanexor for the treatment of myelodysplastic syndrome (MDS) in Phase I/II
development.
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Source:
J.P. Morgan Healthcare Conference 01/14/2020 (KPTI, Slide 36)

Kiniksa Pharmaceuticals Corporation (KNSA)
KPL-404 for Autoimmune Disorders
Event Date:

01/13/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase I - Healthy Volunteers

Market Group:

Autoimmune/immunology

Lead Company:

Kiniksa Pharmaceuticals Corporation (KNSA)

Partner Companies:

N/A

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

14% (Same As Avg.)

Average Approval:

14%

Analysis:
Kiniksa is enrolling and dosing subjects in a single-ascending-dose Phase I clinical trial of KPL-404
in healthy volunteers. The first-in-human trial will provide safety data and pharmacokinetics as well
as receptor occupancy and T-cell Dependent Antibody Response (TDAR). Top-line data are
expected in the second half of 2020.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (KNSA)
J.P. Morgan Healthcare Conference 01/13/2020 (KNSA Slides)
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KPL-045 for Autoimmune Disorders
Event Date:

01/13/2020

Event Type:

Progress Update - Suspension (Clinical Analysis)

Trial Name:

N/A

Market Group:

Autoimmune/immunology

Lead Company:

Kiniksa Pharmaceuticals Corporation (KNSA)

Partner Companies:

N/A

Phase:

Suspended

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Based on preclinical data in the context of Kiniksa’s portfolio, the company no longer plans to
progress KPL-045 (monoclonal antibody inhibitor of the CD30L co-stimulatory molecule) into clinical
development.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (KNSA)

Mavrilimumab for Giant Cell Arteritis
Event Date:

01/13/2020

Event Type:

Trial Announcement - Patient Enrollment Completed (Clinical
Analysis)

Trial Name:

Phase II - Proof-of-Concept (Global)

Market Group:

Autoimmune/immunology

Lead Company:

Kiniksa Pharmaceuticals Corporation (KNSA)
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Partner Companies:

AstraZeneca (AZN)
CSL Ltd. (CSL:AU)

Phase:

II

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

20% (Same As Avg.)

Average Approval:

20%

Analysis:
Kiniksa has achieved its enrollment target for a global Phase II proof-of-concept trial of
mavrilimumab in patients with giant cell arteritis (GCA). The company expects top-line data in the
second half of 2020.
Kiniksa and Kite, a Gilead company (Kite), recently announced a clinical collaboration evaluating the
investigational combination of Yescarta (axicabtagene ciloleucel) and mavrilimumab in relapsed or
refractory large B-cell lymphoma. The objective of the study is to determine the effect of
mavrilimumab on the safety of Yescarta. Preclinical evidence shows the potential for interruption of
granulocyte macrophage colony stimulating factor (GM-CSF) signaling to disrupt chimeric antigen
receptor T (CAR T) cell-mediated inflammation without disrupting anti-tumor efficacy.

Source:
J.P. Morgan Healthcare Conference 01/13/2020 (KNSA)
J.P. Morgan Healthcare Conference 01/13/2020 (KNSA Slides)

Landos Biopharma, Inc.
NX-13 for Ulcerative Colitis (UC)
Event Date:

01/13/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Autoimmune/immunology
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Lead Company:

Landos Biopharma, Inc.

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
NX-13 is currently in IND-enabling studies for ulcerative colitis and Crohn's disease.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (Landos, Slide 7)

NX-13 for Crohn's Disease
Event Date:

01/13/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Autoimmune/immunology

Lead Company:

Landos Biopharma, Inc.

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
NX-13 is currently in IND-enabling studies for ulcerative colitis and Crohn's disease.
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Source:
J.P. Morgan Healthcare Conference 01/13/2020 (Landos, Slide 7)

Lexicon Pharmaceuticals, Inc. (LXRX)
Xermelo for Biliary Tract Cancer
Event Date:

01/16/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase IIa - TELE-ABC

Market Group:

Oncology

Lead Company:

Lexicon Pharmaceuticals, Inc. (LXRX)

Partner Companies:

Ipsen (IPSEY)

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
Lexicon Pharmaceuticals announced the first two patients enrolled have completed over six months
of treatment. Data for initial efficacy cohort is expected in 2020.
Source:
J.P. Morgan Healthcare Conference 01/16/2020 (LXRX, Slide 7)

Magenta Therapeutics (MGTA)
CD45-ADC for Bone Marrow Transplant and Stem Cell Transplant
Event Date:

01/13/2020
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Event Type:

Progress Update - Development Review (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Magenta Therapeutics (MGTA)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Magenta announced that it has identified a lead antibody and has progressed this CD45-ADC
program into IND-enabling studies, which the Company plans to further advance in 2020.
Source:
Press Release 01/13/2020
J.P. Morgan Healthcare Conference 01/15/2020 (MGTA)

Mallinckrodt plc (MNK)
StrataGraft Skin Tissue for Burn Injury
Event Date:

11/30/2019

Event Type:

Regulatory - Meeting with FDA (Clinical Analysis)

Trial Name:

N/A

Market Group:

Dermatology

Lead Company:

Mallinckrodt plc (MNK)

Partner Companies:

N/A

Phase:

III
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Change to Likelihood of Approval:

0%

Likelihood of Approval:

69% (7% Above Avg.)

Average Approval:

62%

Analysis:
Mallinckrodt announced the company held a meeting with the U.S. Food and Drug Administration for
StrataGraft Skin Tissue following the readout of the Phase III STRATA 2016 study in November
2019.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (MNK)

Medtronic plc (MDT)
MiniMed 780G for Diabetes Mellitus, Type I
Event Date:

01/13/2020

Event Type:

Regulatory - CE Mark Filing (Clinical Analysis)

Trial Name:

N/A

Market Group:

Endocrine

Lead Company:

Medtronic plc (MDT)

Partner Companies:

N/A

Phase:

Development

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Medtronic announced that the CE Mark dossier for MiniMed 780G has been submitted. An FDA
submission is forthcoming.
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Source:
J.P. Morgan Healthcare Conference 01/13/2020 (MDT, Slide 11)

Merck KGaA (MKGAY)
Tepotinib for Non-Small Cell Lung Cancer (NSCLC)
Event Date:

12/31/2019

Event Type:

Regulatory - J-NDA Filing (Japan) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Merck KGaA (MKGAY)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

16% (6% Above Avg.)

Average Approval:

10%

Analysis:
Merck KGaA announced that they filed a JNDA in Japan for tepotinib in non-small cell lung cancer in
the fourth quarter of 2019.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (MKGAY, Slide 11)

Moderna Therapeutics, Inc. (MRNA)
mRNA-6231 for Autoimmune Disorders
Event Date:

01/12/2020
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Event Type:

Trial Announcement (Clinical Analysis)

Trial Name:

Phase I - Health Volunteers

Market Group:

Autoimmune/immunology

Lead Company:

Moderna Therapeutics, Inc. (MRNA)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Moderna announced the Company plans to conduct a Phase I study of mRNA-6231 in healthy adult
volunteers.
Source:
J.P. Morgan Healthcare Conference 01/12/2020 (MRNA)

mRNA-6981 for Autoimmune Hepatitis
Event Date:

01/12/2020

Event Type:

Trial Announcement (Clinical Analysis)

Trial Name:

Phase I - Proof-of-Concept

Market Group:

Autoimmune/immunology

Lead Company:

Moderna Therapeutics, Inc. (MRNA)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A
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Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Moderna announced the Company plans to pursue proof-of-concept with mRNA-6981 in a Phase I
study in type 1 autoimmune hepatitis (AIH), a condition that involves liver inflammation and can lead
to cirrhosis and liver failure.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (MRNA)

mRNA 1440 for Influenza (including vaccines)
Event Date:

01/13/2020

Event Type:

Progress Update - Suspension (Clinical Analysis)

Trial Name:

N/A

Market Group:

Infectious disease

Lead Company:

Moderna Therapeutics, Inc. (MRNA)

Partner Companies:

N/A

Phase:

Suspended

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Moderna announced that the influenza H10N8 vaccine (mRNA-1440) is being deprioritized at this
time, contingent upon future funding. As such, we are suspending this drug pending further updates
form the company.
Source:
J.P. Morgan Healthcare Conference 01/12/2020 (MRNA)
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mRNA-1388 for Antiviral - Miscellaneous Vaccines
Event Date:

01/12/2020

Event Type:

Progress Update - Suspension (Clinical Analysis)

Trial Name:

N/A

Market Group:

Infectious disease

Lead Company:

Moderna Therapeutics, Inc. (MRNA)

Partner Companies:

N/A

Phase:

Suspended

Change to Likelihood of Approval:

-19%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Moderna announced that the chikungunya vaccine (mRNA-1388) is being deprioritized at this time,
contingent upon future funding. As such, we are suspending this drug pending further updates form
the company.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (MRNA)

Momenta Pharmaceuticals, Inc. (MNTA)
M254 for Immune Thrombocytopenic Purpura (ITP)
Event Date:

01/13/2020

Event Type:

Trial Data - Top-Line Results (Clinical Analysis)

Trial Name:

Phase I/II - Proof of Concept
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Market Group:

Autoimmune/immunology

Lead Company:

Momenta Pharmaceuticals, Inc. (MNTA)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

20% (Same As Avg.)

Average Approval:

20%

Analysis:
Momenta Pharmaceuticals announced results of Part A of a multi-part Phase I/II clinical trial of M254
in idiopathic thrombocytopenic purpura (ITP).
Context
Enrollment is ongoing and the Company expects to report additional data from Part B of the study in
the second quarter of 2020.
The Company also plans to initiate a clinical study of M254 in chronic inflammatory demyelinating
polyneuropathy (CIDP) later in 2020.
The Company plans to lowering and expand dose cohorts in Part B.
Design
A multi-part Phase I/II clinical trial in idiopathic thrombocytopenic purpura (ITP) which is evaluating
M254 in a single ascending dose (SAD) cohort of ITP patients, followed by 1,000 mg/kg of IVIg.
Results
Five of six ITP patients administered M254 (43 mg/kg to 250 mg/kg) responded and exhibited
platelet counts >=50 x 109/L.
Highlights from the J.P. Morgan Healthcare Conference included:
•
•
•
•

Response was defined as having >=50 x 109/L platelet count for >=3 days and >=20 x 109/L
increase from baseline
One non-responder to M254 and IVIg.
Equivalent response between M254 and IVIg seen in one patient in each dose cohort
Variability observed in maximum platelet counts achieved and compared to IVIg dose in
other patients
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Most Common Adverse Events
Safety profile similar to Part A.
Conclusion
Based on early favorable responses to M254 and variable responses to IVIg, the Company is
augmenting the number of patients in the Part B cohorts and including a lower dose cohort.

Source:
Press Release 01/13/2020 (MNTA)
J.P. Morgan Healthcare Conference 01/14/2020 (MNTA, Slide 14)

Nipocalimab for Myasthenia Gravis (MG)
Event Date:

01/13/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase II - Vivacity-MG

Market Group:

Autoimmune/immunology

Lead Company:

Momenta Pharmaceuticals, Inc. (MNTA)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

20% (Same As Avg.)

Average Approval:

20%

Analysis:
Momenta Pharmaceuticals announced Vivacity-MG, the Company’s Phase II clinical study of
nipocalimab in generalized myasthenia gravis (gMG), continues to enroll patients, with 80% of the
trial enrolled. The Company expects to report top-line data from this study in the third quarter of
2020.
Source:
Press Release 01/13/2020 (MNTA)
J.P. Morgan Healthcare Conference 01/14/2020 (MNTA, Slide 8)
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Nipocalimab for Hemolytic Disease of the Newborn (HDN)
Event Date:

01/13/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase II - Unity

Market Group:

Autoimmune/immunology

Lead Company:

Momenta Pharmaceuticals, Inc. (MNTA)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

20% (Same As Avg.)

Average Approval:

20%

Analysis:
Momenta Pharmaceuticals announced Unity, the Company’s global multi-center Phase II clinical
study of nipocalimab in hemolytic disease of the fetus and newborn (HDFN), is actively enrolling
patients, with four patients currently enrolled. The Company expects to report top-line data from this
study in 2021.
Source:
Press Release 01/13/2020 (MNTA)
J.P. Morgan Healthcare Conference 01/14/2020 (MNTA, Slide 10)

CD38 SIFbody Platform for Autoimmune Disorders
Event Date:

01/13/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A
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Market Group:

Autoimmune/immunology

Lead Company:

Momenta Pharmaceuticals, Inc. (MNTA)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Momenta Pharmaceuticals currently lists an early development CD38 SIFbody candidate in
preclinical development in its pipeline. Momenta Pharmaceuticals has nominated an early
development CD38 SIFbody candidate and expects to initiate IND enabling studies in 2020.
Source:
Company Website (MNTA, Pipeline)
J.P. Morgan Healthcare Conference 01/14/2020 (MNTA)

Nipocalimab for Autoimmune Hemolytic Anemia (AIHA)
Event Date:

12/05/2019

Event Type:

Regulatory - Orphan Drug Designation (U.S.) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Hematology

Lead Company:

Momenta Pharmaceuticals, Inc. (MNTA)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

30% (Same As Avg.)
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Average Approval:

30%

Analysis:
Momenta Pharmaceuticals announced nipocalimab has been granted Fast Track and Orphan Drug
designation by the FDA in warm autoimmune hemolytic anemia (wAIHA).
Source:
www.fda.gov 12/05/2019 (Orphan Designation)
J.P. Morgan Healthcare Conference 01/13/2020 (MNTA)

Nipocalimab for Hemolytic Disease of the Newborn (HDN)
Event Date:

01/14/2020

Event Type:

Regulatory - Orphan Drug Designation (Europe) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Autoimmune/immunology

Lead Company:

Momenta Pharmaceuticals, Inc. (MNTA)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval: 0%
Likelihood of Approval:

20% (Same As Avg.)

Average Approval:

20%

Analysis:
Momenta Pharmaceuticals announced the company has received orphan drug designation in
Europe for nipocalimab in the prevention of early-onset hemolytic disease of the fetus and newborn
(HDFN).
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (MNTA, Slide 10)
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M254 for Chronic Inflammatory Demyelinating Polyneuropathy (CIDP)
Event Date:

01/14/2020

Event Type:

Trial Announcement (Clinical Analysis)

Trial Name:

N/A

Market Group:

Neurology

Lead Company:

Momenta Pharmaceuticals, Inc. (MNTA)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Momenta Pharmaceuticals expects to initiate a Phase II trial of M254 for the treatment of chronic
inflammatory demyelinating polyneuropathy (CIDP) in the fourth quarter of 2020.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (MNTA, Slide 6)

Morphic Therapeutic, Inc. (MORF)
MORF-057 for Inflammatory Bowel Disease (IBD)
Event Date:

01/15/2020

Event Type:

Progress Update - Development Review (Clinical Analysis)

Trial Name:

N/A

Market Group:

Autoimmune/immunology

Lead Company:

Morphic Therapeutic, Inc. (MORF)
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Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Morphic is currently developing MORF-057 for treatment of inflammatory bowel disease. It is
expected to enter the clinic in 2020. Early preclinical data for MORF-057 showed dose-dependent
anti-inflammatory activity, with 3,303 selectivity ratio.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (MORF, Slide 7)

MORF-720 for Idiopathic Pulmonary Fibrosis (IPF)
Event Date:

01/15/2020

Event Type:

Progress Update - Development Review (Clinical Analysis)

Trial Name:

N/A

Market Group:

Respiratory

Lead Company:

Morphic Therapeutic, Inc. (MORF)

Partner Companies:

AbbVie (ABBV)

Phase:

Preclinical

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
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Morphic is currently developing MORF-720 for the treatment of idiopathic pulmonary fibrosis (IPF).
Early preclinical data exhibited dose dependent reduction in liver fibrosis in mice model. In addition,
data has shown to stabilize closed conformation of avß6 with excellent multi-species PK.

Source:
J.P. Morgan Healthcare Conference 01/15/2020 (MORF, Slide 16-20)

MorphoSys AG (MOR)
MOR208 for Diffuse Large B-Cell Lymphoma (DLBCL) - NHL
Event Date:

01/13/2020

Event Type:

Partnership - Licensing Deal (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

MorphoSys AG (MOR)

Partner Companies:

Incyte (INCY)
Xencor (XNCR)

Phase:

NDA/BLA

Change to Likelihood of Approval:

0%

Likelihood of Approval:

86% (4% Above Avg.)

Average Approval:

82%

Analysis:
MorphoSys and Incyte Corporation announced that the companies have entered into a collaboration
and license agreement to further develop and commercialize MorphoSys' proprietary anti-CD19
antibody tafasitamab (MOR208) globally. Tafasitamab is an Fc-engineered antibody against CD19
currently in clinical development for the treatment of B cell malignancies. MorphoSys and Incyte will
co-commercialize tafasitamab in the U.S., while Incyte has exclusive commercialization rights
outside of the U.S.
Under the terms of the agreement, MorphoSys will receive an upfront payment of $750 million and,
in addition, Incyte will make an equity investment into MorphoSys of $150 million in new American
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Depositary Shares (ADS) of MorphoSys at a premium to the share price at signing of the agreement.
Depending on the achievement of certain developmental, regulatory and commercial milestones,
MorphoSys will be eligible to receive milestone payments amounting to up to $1.1 billion. MorphoSys
will also receive tiered royalties on ex-U.S. net sales of tafasitamab in a mid-teens to mid-twenties
percentage range of net sales.
In the U.S., MorphoSys and Incyte will co-commercialize tafasitamab, with MorphoSys leading the
commercialization strategy and booking all revenues from sales of tafasitamab. Incyte and
MorphoSys will be jointly responsible for commercialization activities in the U.S. and will share profits
and losses on a 50:50 basis. Outside the U.S., Incyte will have exclusive commercialization rights,
and will lead the commercialization strategy and book all revenues from sales of tafasitamab, paying
MorphoSys royalties on ex-U.S. net sales.
Furthermore, the companies will share development costs associated with global and U.S.-specific
trials at a rate of 55% (Incyte) to 45% (MorphoSys); Incyte will cover 100% of the future development
costs for trials that are specific to ex-U.S. countries.
Both parties have agreed to co-develop tafasitamab broadly in relapsed/refractory diffuse large B
cell lymphoma (r/r DLBCL), frontline DLBCL as well as additional indications beyond DLBCL, such
as follicular lymphoma (FL), marginal zone lymphoma (MZL) and chronic lymphocytic leukemia
(CLL). Incyte will be responsible for initiating a combination study of its investigational PI3K-delta
inhibitor parsaclisib and tafasitamab in r/r B cell malignancies. Further, Incyte will be responsible for
leading any potential registration-enabling studies in CLL and a Phase III trial in r/r FL/MZL.
MorphoSys will continue to be responsible for its currently ongoing clinical trials of tafasitamab in
non-Hodgkin lymphoma (NHL), CLL, r/r DLBCL and frontline DLBCL. The parties will share
responsibility in starting additional global trials, and Incyte intends to pursue development in
additional territories including Japan and China.
MorphoSys recently submitted a Biologics License Application (BLA) for tafasitamab, in combination
with lenalidomide, to the U.S. Food and Drug Administration (FDA) for the treatment of r/r DLBCL;
the FDA decision regarding a potential approval is expected by mid-2020. The submission of a
Marketing Authorization Application (MAA) to the European Medicines Agency (EMA) in r/r DLBCL is
planned for mid-2020.
The agreement between MorphoSys and Incyte, including the equity investment, is subject to
clearance by the U.S. antitrust authorities under the Hart-Scott-Rodino Act as well as by the German
and Austrian antitrust authorities, and will become effective as soon as these conditions have been
met.

Source:
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Press Release 01/13/2020 (INCY)
Press Release 01/13/2020 (MOR)
J.P. Morgan Healthcare Conference 01/13/2020 (INCY, Slide 10)

MOR208 for Acute Lymphoblastic Leukemia (ALL)
Event Date:

01/13/2020

Event Type:

Partnership - Licensing Deal (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

MorphoSys AG (MOR)

Partner Companies:

Incyte (INCY)
Xencor (XNCR)

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
MorphoSys and Incyte Corporation announced that the companies have entered into a collaboration
and license agreement to further develop and commercialize MorphoSys' proprietary anti-CD19
antibody tafasitamab (MOR208) globally. Tafasitamab is an Fc-engineered antibody against CD19
currently in clinical development for the treatment of B cell malignancies. MorphoSys and Incyte will
co-commercialize tafasitamab in the U.S., while Incyte has exclusive commercialization rights
outside of the U.S.
Under the terms of the agreement, MorphoSys will receive an upfront payment of $750 million and,
in addition, Incyte will make an equity investment into MorphoSys of $150 million in new American
Depositary Shares (ADS) of MorphoSys at a premium to the share price at signing of the agreement.
Depending on the achievement of certain developmental, regulatory and commercial milestones,
MorphoSys will be eligible to receive milestone payments amounting to up to $1.1 billion. MorphoSys
will also receive tiered royalties on ex-U.S. net sales of tafasitamab in a mid-teens to mid-twenties
percentage range of net sales.
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In the U.S., MorphoSys and Incyte will co-commercialize tafasitamab, with MorphoSys leading the
commercialization strategy and booking all revenues from sales of tafasitamab. Incyte and
MorphoSys will be jointly responsible for commercialization activities in the U.S. and will share profits
and losses on a 50:50 basis. Outside the U.S., Incyte will have exclusive commercialization rights,
and will lead the commercialization strategy and book all revenues from sales of tafasitamab, paying
MorphoSys royalties on ex-U.S. net sales.
Furthermore, the companies will share development costs associated with global and U.S.-specific
trials at a rate of 55% (Incyte) to 45% (MorphoSys); Incyte will cover 100% of the future development
costs for trials that are specific to ex-U.S. countries.
Both parties have agreed to co-develop tafasitamab broadly in relapsed/refractory diffuse large B
cell lymphoma (r/r DLBCL), frontline DLBCL as well as additional indications beyond DLBCL, such
as follicular lymphoma (FL), marginal zone lymphoma (MZL) and chronic lymphocytic leukemia
(CLL). Incyte will be responsible for initiating a combination study of its investigational PI3K-delta
inhibitor parsaclisib and tafasitamab in r/r B cell malignancies. Further, Incyte will be responsible for
leading any potential registration-enabling studies in CLL and a Phase III trial in r/r FL/MZL.
MorphoSys will continue to be responsible for its currently ongoing clinical trials of tafasitamab in
non-Hodgkin lymphoma (NHL), CLL, r/r DLBCL and frontline DLBCL. The parties will share
responsibility in starting additional global trials, and Incyte intends to pursue development in
additional territories including Japan and China.
MorphoSys recently submitted a Biologics License Application (BLA) for tafasitamab, in combination
with lenalidomide, to the U.S. Food and Drug Administration (FDA) for the treatment of r/r DLBCL;
the FDA decision regarding a potential approval is expected by mid-2020. The submission of a
Marketing Authorization Application (MAA) to the European Medicines Agency (EMA) in r/r DLBCL is
planned for mid-2020.
The agreement between MorphoSys and Incyte, including the equity investment, is subject to
clearance by the U.S. antitrust authorities under the Hart-Scott-Rodino Act as well as by the German
and Austrian antitrust authorities, and will become effective as soon as these conditions have been
met.

Source:
Press Release 01/13/2020 (INCY)
Press Release 01/13/2020 (MOR)
J.P. Morgan Healthcare Conference 01/13/2020 (INCY, Slide 10)
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MOR208 for Chronic Lymphocytic Leukemia (CLL)/Small Cell Lymphocytic
Lymphoma (SLL) - NHL
Event Date:

01/13/2020

Event Type:

Partnership - Licensing Deal (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

MorphoSys AG (MOR)

Partner Companies:

Incyte (INCY)
Xencor (XNCR)

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
MorphoSys and Incyte Corporation announced that the companies have entered into a collaboration
and license agreement to further develop and commercialize MorphoSys' proprietary anti-CD19
antibody tafasitamab (MOR208) globally. Tafasitamab is an Fc-engineered antibody against CD19
currently in clinical development for the treatment of B cell malignancies. MorphoSys and Incyte will
co-commercialize tafasitamab in the U.S., while Incyte has exclusive commercialization rights
outside of the U.S.
Under the terms of the agreement, MorphoSys will receive an upfront payment of $750 million and,
in addition, Incyte will make an equity investment into MorphoSys of $150 million in new American
Depositary Shares (ADS) of MorphoSys at a premium to the share price at signing of the agreement.
Depending on the achievement of certain developmental, regulatory and commercial milestones,
MorphoSys will be eligible to receive milestone payments amounting to up to $1.1 billion. MorphoSys
will also receive tiered royalties on ex-U.S. net sales of tafasitamab in a mid-teens to mid-twenties
percentage range of net sales.
In the U.S., MorphoSys and Incyte will co-commercialize tafasitamab, with MorphoSys leading the
commercialization strategy and booking all revenues from sales of tafasitamab. Incyte and
MorphoSys will be jointly responsible for commercialization activities in the U.S. and will share profits
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and losses on a 50:50 basis. Outside the U.S., Incyte will have exclusive commercialization rights,
and will lead the commercialization strategy and book all revenues from sales of tafasitamab, paying
MorphoSys royalties on ex-U.S. net sales.
Furthermore, the companies will share development costs associated with global and U.S.-specific
trials at a rate of 55% (Incyte) to 45% (MorphoSys); Incyte will cover 100% of the future development
costs for trials that are specific to ex-U.S. countries.
Both parties have agreed to co-develop tafasitamab broadly in relapsed/refractory diffuse large B
cell lymphoma (r/r DLBCL), frontline DLBCL as well as additional indications beyond DLBCL, such
as follicular lymphoma (FL), marginal zone lymphoma (MZL) and chronic lymphocytic leukemia
(CLL). Incyte will be responsible for initiating a combination study of its investigational PI3K-delta
inhibitor parsaclisib and tafasitamab in r/r B cell malignancies. Further, Incyte will be responsible for
leading any potential registration-enabling studies in CLL and a Phase III trial in r/r FL/MZL.
MorphoSys will continue to be responsible for its currently ongoing clinical trials of tafasitamab in
non-Hodgkin lymphoma (NHL), CLL, r/r DLBCL and frontline DLBCL. The parties will share
responsibility in starting additional global trials, and Incyte intends to pursue development in
additional territories including Japan and China.
MorphoSys recently submitted a Biologics License Application (BLA) for tafasitamab, in combination
with lenalidomide, to the U.S. Food and Drug Administration (FDA) for the treatment of r/r DLBCL;
the FDA decision regarding a potential approval is expected by mid-2020. The submission of a
Marketing Authorization Application (MAA) to the European Medicines Agency (EMA) in r/r DLBCL is
planned for mid-2020.
The agreement between MorphoSys and Incyte, including the equity investment, is subject to
clearance by the U.S. antitrust authorities under the Hart-Scott-Rodino Act as well as by the German
and Austrian antitrust authorities, and will become effective as soon as these conditions have been
met.

Source:
Press Release 01/13/2020 (INCY)
Press Release 01/13/2020 (MOR)
J.P. Morgan Healthcare Conference 01/13/2020 (INCY, Slide 10)

Novartis AG (NVS)
Capmatinib for Non-Small Cell Lung Cancer (NSCLC)
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Event Date:

12/31/2019

Event Type:

Regulatory - NDA/BLA Filing (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Novartis AG (NVS)

Partner Companies:

Incyte (INCY)

Phase:

NDA/BLA

Change to Likelihood of Approval:

47%

Likelihood of Approval:

88% (6% Above Avg.)

Average Approval:

82%

Analysis:
Incyte Corporation announced that Novartis submitted the U.S. New Drug Application (NDA) for
capmatinib for the treatment of non-small cell lung cancer in 2019.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (INCY, Slide 7)

TQJ230 for Cardiovascular Disease
Event Date:

01/15/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase III - Lp(a)HORIZON

Market Group:

Cardiovascular

Lead Company:

Novartis AG (NVS)

Partner Companies:

Ionis Pharmaceuticals, Inc. (IONS)
Akcea (AKCA)
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Phase:

III

Change to Likelihood of Approval:

0%

Likelihood of Approval:

48% (1% Above Avg.)

Average Approval:

47%

Analysis:
During the J.P. Morgan Healthcare Conference held on January 15, 2020, Ionis announced APO(a)LRx, which was discovered at Ionis and co-developed with affiliate, Akcea, is now in Phase III
development for a very large population. The study is actively enrolling participants.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (IONS)

OBI Pharma, Inc.
OBI-3424 for Solid Tumors
Event Date:

01/15/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase I/II - M.D. Anderson

Market Group:

Oncology

Lead Company:

OBI Pharma, Inc.

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
Obi Pharma announced that the OBI-3424 two-part Phase I study is ongoing, with 6 cohorts
completed in the dose escalation portion of the study.
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Source:
J.P. Morgan Healthcare Conference 01/15/2020

OBI-888 for Solid Tumors
Event Date:

01/15/2020

Event Type:

Trial Data - Top-Line Results (Clinical Analysis)

Trial Name:

Phase I - Dose Escalation

Market Group:

Oncology

Lead Company:

OBI Pharma, Inc.

Partner Companies:

N/A

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

6% (Same As Avg.)

Average Approval:

6%

Analysis:
Obi Pharma announced results from the dose-escalation portion of its two-part Phase I study of OBI888 in various cancers.
Design
The dose-escalation portion of the study had a 3+3 design; among patients who completed the 4week DLT assessment, one cohort of 3 patients received OBI-888 20mg/kg, one cohort of 3 patients
received OBI-888 10mg/kg, and the last cohort of 3 patients received OBI-888 5mg/kg.
In the cohort expansion portion of the study, OBI-888 monotherapy will be administered at 20 mg/kg
weekly in patients with advanced cancer where no effective SOC is available. Patient tumor samples
must have an H score of >100 for Globo H in an FDA IDE-approved assay.
Endpoints
The endpoints of the dose-escalation portion of the study included safety, efficacy, PK/ADA, tumor
and CTC exploratory biomarkers.
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Results
In the dose-escalation portion, no drug-related SAEs were observed, and there were no DLTs at the
dose of 20mg/kg. OBI-888 was observed to be well tolerated.

Source:
J.P. Morgan Healthcare Conference 01/15/2020

OBI-3424 for Hepatocellular (Liver) Cancer (HCC) (Including Secondary
Metastases)
Event Date:

01/15/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase I/II - MD Anderson

Market Group:

Oncology

Lead Company:

OBI Pharma, Inc.

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
Obi Pharma announced that the OBI-3424 two-part Phase I study is ongoing, with 6 cohorts
completed in the dose escalation portion of the study.
Source:
J.P. Morgan Healthcare Conference 01/15/2020
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Orchard Therapeutics Limited (ORTX)
OTL-201 for Mucopolysaccharidosis IIIA (MPS IIIA; Sanfilippo A Syndrome)
Event Date:

01/13/2020

Event Type:

Trial Announcement - Initiation (Clinical Analysis)

Trial Name:

Phase I - POC (Royal Manchester Children’s Hospital)

Market Group:

Metabolic

Lead Company:

Orchard Therapeutics Limited (ORTX)

Partner Companies:

Oxford BioMedica (OXB:LN)

Phase:

I

Change to Likelihood of Approval:

16%

Likelihood of Approval:

16% (Same As Avg.)

Average Approval:

16%

Analysis:
Orchard Therapeutics announced that enrollment has initiated in a proof-of-concept clinical trial for
OTL-201 in MPS-IIIA, conducted by the Royal Manchester Children’s Hospital. The trial is expected
to enroll up to five patients in 2020 with interim data expected in 2020 and 2021.
Source:
Press Release 01/13/2020 (ORTX)
J.P. Morgan Healthcare Conference 01/14/2020 (ORTX)

ORIC Pharmaceuticals
ORIC-533 for Solid Tumors
Event Date:

01/14/2020

Event Type:

Progress Update (Clinical Analysis)
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Trial Name:

N/A

Market Group:

Oncology

Lead Company:

ORIC Pharmaceuticals

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
ORIC Pharmaceuticals lists ORIC-533 for the treatment of solid tumors in preclinical development on
its pipeline.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (ORIC)

Otsuka Holdings Co., Ltd. (4768:JP)
Rexulti for Neurology - Other
Event Date:

01/15/2020

Event Type:

Regulatory - Fast Track Status (Clinical Analysis)

Trial Name:

N/A

Market Group:

Neurology

Lead Company:

Otsuka Holdings Co., Ltd. (4768:JP)

Partner Companies:

Lundbeck (HLUKF)

Phase:

II

Change to Likelihood of Approval:

0%
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Likelihood of Approval:

17% (Same As Avg.)

Average Approval:

17%

Analysis:
H. Lundbeck lists that brexpiprazole has received Fast Track designation from the U.S. FDA for the
treatment of borderline personality disorder (BPD).
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (Lundbeck, Slide 11)

Oyster Point Pharma Inc. (OYST)
OC-01 Nasal Spray for Dry Eye (Ophthalmology)
Event Date:

01/14/2020

Event Type:

Trial Announcement - Trial Completed (Clinical Analysis)

Trial Name:

Phase I - ZEN

Market Group:

Ophthalmology

Lead Company:

Oyster Point Pharma Inc. (OYST)

Partner Companies:

N/A

Phase:

III

Change to Likelihood of Approval:

0%

Likelihood of Approval:

49% (2% Below Avg.)

Average Approval:

51%

Analysis:
During the J.P. Morgan Healthcare Conference held on January 14, 2019, Oyster Point announced
the completion of the Phase I ZEN trial of OC-01 for the treatment of dry eye.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (OYST)
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PharmaEssentia Corporation
Ropeginterferon alfa-2b for Polycythemia Vera (PV)
Event Date:

09/30/2019

Event Type:

Progress Update - Product Launch (Europe) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

PharmaEssentia Corporation

Partner Companies:

AOP Orphan Pharmaceuticals

Phase:

III

Change to Likelihood of Approval:

0%

Likelihood of Approval:

40% (5% Above Avg.)

Average Approval:

35%

Analysis:
PharmaEssentia announced the company launched Besremi for the treatment of polycythemia vera
(PV) Europe in the third quarter of 2019.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (PharmaEssentia, Slide 3)

Precision BioSciences Inc. (DTIL)
PBCAR269A for Multiple Myeloma (MM)
Event Date:

01/13/2020

Event Type:

Trial Announcement - Regulatory Approval to Initiate (Clinical
Analysis)
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Trial Name:

Phase I/IIa - w/Fludarabine/Cyclophosphamide

Market Group:

Oncology

Lead Company:

Precision BioSciences Inc. (DTIL)

Partner Companies:

N/A

Phase:

IND

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Precision BioSciences announced that the U.S. Food and Drug Administration (FDA) has accepted
its Investigational New Drug (IND) application for PBCAR269A, the Company’s third allogeneic
chimeric antigen receptor (CAR) T cell therapy candidate. The FDA has also granted Orphan Drug
Designation to PBCAR269A for the treatment of multiple myeloma. Wholly-owned by Precision,
PBCAR269A is an allogeneic CAR T therapy candidate which targets the B-cell maturation antigen
(BCMA) and is in development for the treatment of relapsed/refractory multiple myeloma. Precision
plans to initiate dosing in this Phase I clinical trial in 2020.
Phase I Trial Design
PBCAR269A will be evaluated in a Phase I multicenter, open-label dose-escalation and doseexpansion clinical trial in adult relapsed/refractory multiple myeloma patients. The trial will be
conducted at multiple U.S. sites.

Source:
Press Release 01/13/2020
J.P. Morgan Healthcare Conference 01/15/2020 (DTIL, Slide 26)

PTC Therapeutics, Inc. (PTCT)
PTC-FA for Friedreich's Ataxia
Event Date:

01/13/2020
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Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Neurology

Lead Company:

PTC Therapeutics, Inc. (PTCT)

Partner Companies:

Precigen (PGEN)

Phase:

Preclinical

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
PTC Therapeutics announced that PTC-FA gene therapy for Friedreich ataxia is progressing and is
anticipated to enter the clinic in the third quarter of 2020.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (PTCT)
J.P. Morgan Healthcare Conference 01/15/2020 (PTCT, Slide 9)

PTC743 for Seizure Disorders (Epilepsy)
Event Date:

01/13/2020

Event Type:

Trial Announcement (Clinical Analysis)

Trial Name:

N/A

Market Group:

Neurology

Lead Company:

PTC Therapeutics, Inc. (PTCT)

Partner Companies:

N/A

Phase:

Preclinical
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Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
PTC Therapeutics announced that in 2020, PTC plans to initiate three trials in its redox platform with
two compounds that regulate inflammation and oxidative stress. These include potential
registrational trials in mitochondrial epilepsy and Friedreich ataxia with PTC743. Additionally, a
Phase I trial with PTC857 is also planned targeting GBA Parkinson's disease.
The company plans to initiate the PTC743 mitochondrial epilepsy trial and the PTC857 Phase I trial
in the third quarter of 2020, and plans to initiate the PTC743 Friedrech ataxia trial in the fourth
quarter of 2020.

Source:
J.P. Morgan Healthcare Conference 01/13/2020 (PTCT)
J.P. Morgan Healthcare Conference 01/15/2020 (PTCT, Slide 9)

PTC743 for Friedreich's Ataxia
Event Date:

01/13/2020

Event Type:

Trial Announcement (Clinical Analysis)

Trial Name:

N/A

Market Group:

Neurology

Lead Company:

PTC Therapeutics, Inc. (PTCT)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A
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Analysis:
PTC Therapeutics announced that in 2020, PTC plans to initiate three trials in its redox platform with
two compounds that regulate inflammation and oxidative stress. These include potential
registrational trials in mitochondrial epilepsy and Friedreich ataxia with PTC743. Additionally, a
Phase I trial with PTC857 is also planned targeting GBA Parkinson's disease.
The company plans to initiate the PTC743 mitochondrial epilepsy trial and the PTC857 Phase I trial
in the third quarter of 2020, and plans to initiate the PTC743 Friedrech ataxia trial in the fourth
quarter of 2020.

Source:
J.P. Morgan Healthcare Conference 01/13/2020 (PTCT)
J.P. Morgan Healthcare Conference 01/15/2020 (PTCT, Slide 9)

PTC857 for Parkinson's Disease (PD)
Event Date:

01/13/2020

Event Type:

Trial Announcement (Clinical Analysis)

Trial Name:

N/A

Market Group:

Neurology

Lead Company:

PTC Therapeutics, Inc. (PTCT)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
PTC Therapeutics announced that in 2020, PTC plans to initiate three trials in its redox platform with
two compounds that regulate inflammation and oxidative stress. These include potential
registrational trials in mitochondrial epilepsy and Friedreich ataxia with PTC743. Additionally, a
Phase I trial with PTC857 is also planned targeting GBA Parkinson's disease.
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The company plans to initiate the PTC743 mitochondrial epilepsy trial and the PTC857 Phase I trial
in the third quarter of 2020, and plans to initiate the PTC743 Friedrech ataxia trial in the fourth
quarter of 2020.

Source:
J.P. Morgan Healthcare Conference 01/13/2020 (PTCT)
J.P. Morgan Healthcare Conference 01/15/2020 (PTCT, Slide 9)

PTC-AADC for Neurology - Other
Event Date:

01/13/2020

Event Type:

Regulatory - MAA Submission (Europe) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Neurology

Lead Company:

PTC Therapeutics, Inc. (PTCT)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

17% (Same As Avg.)

Average Approval:

17%

Analysis:
PTC Therapeutics announced that they have submitted a Marketing Authorization Application (MAA)
for the potential approval of a gene therapy treatment, PTC-AADC, for AADC deficiency with the
European Medicines Agency (EMA).
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (PTCT)
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PTC-AADC for Neurology - Other
Event Date:

01/13/2020

Event Type:

Regulatory - Meeting with FDA (Clinical Analysis)

Trial Name:

N/A

Market Group:

Neurology

Lead Company:

PTC Therapeutics, Inc. (PTCT)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

17% (Same As Avg.)

Average Approval:

17%

Analysis:
PTC Therapeutics announced that, in a recent interaction with the U.S. Food and Drug
Administration (FDA) there was a request for additional information concerning the use of the
commercial delivery system for PTC-AADC in young patients. Patients have been identified who are
immediately available for treatment with the commercial delivery system. The company thus
anticipates that this will cause a short delay of the Biologics License Application (BLA) and should
allow for submission to the FDA in the second quarter of 2020.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (PTCT)

Puma Biotechnology, Inc. (PBYI)
Nerlynx for Breast Cancer
Event Date:

12/31/2019

Event Type:

Progress Update - Product Launch (Europe) (Clinical Analysis)
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Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Puma Biotechnology, Inc. (PBYI)

Partner Companies:

Pfizer (PFE)
Medison
Pierre Fabre
Knight Therapeutics (GUD:CN)
CANbridge Life Sciences
Specialised Therapeutics Asia
Pint Pharma International S.A.,

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
Puma Biotechnology announced that the company has launched Nerlynx in Germany, Austria, and
United Kingdom in the fourth quarter of 2019, with launches throughout the rest of Europe to follow
starting in 2020.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (PBYI, Slide 9)

Regeneron Pharmaceuticals, Inc. (REGN)
Arcalyst for Inflammatory Disorders
Event Date:

01/13/2020

Event Type:

Trial Announcement - Patient Enrollment Completed (Clinical
Analysis)

Trial Name:

Phase III - RHAPSODY (Recurrent Pericarditis)
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Market Group:

Autoimmune/immunology

Lead Company:

Regeneron Pharmaceuticals, Inc. (REGN)

Partner Companies:

DRI Capital
Kiniksa Pharmaceuticals (KNSA)

Phase:

III

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

59% (Same As Avg.)

Average Approval:

59%

Analysis:
Kiniksa Pharmaceuticals has achieved its enrollment target for RHAPSODY, a global, randomizedwithdrawal design, pivotal Phase III trial of rilonacept in patients with recurrent pericarditis. The
company expects top-line data in the second half of 2020. Kiniksa is continuing to enroll patients for
a limited period to facilitate the accrual of primary efficacy endpoint events.
Kiniksa recently announced the U.S. Food and Drug Administration (FDA) granted Breakthrough
Therapy designation for rilonacept for the treatment of recurrent pericarditis. Kiniksa’s Breakthrough
Therapy application was based on final data from an open-label Phase II clinical trial of rilonacept in
a range of recurrent pericarditis populations.

Source:
J.P. Morgan Healthcare Conference 01/13/2020 (KNSA)
J.P. Morgan Healthcare Conference 01/13/2020 (KNSA Slides)

Rigel Pharmaceuticals, Inc. (RIGL)
Tavalisse for Immune Thrombocytopenic Purpura (ITP)
Event Date:

01/13/2020

Event Type:

Regulatory - Approval (Europe) (Clinical Analysis)

Trial Name:

N/A
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Market Group:

Autoimmune/immunology

Lead Company:

Rigel Pharmaceuticals, Inc. (RIGL)

Partner Companies:

Kissei (4547:JP)
Medison
Grifols (GRFS)

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
Rigel announced that it has received EC approval of its marketing authorization application (MAA)
for fostamatinib for the treatment of chronic immune thrombocytopenia in adult patients who are
refractory to other treatments. With this approval, the company will receive a milestone payment of
$20 million based on terms of its collaboration with Grifols. During the regulatory review process,
Grifols began preparing to launch the product in the major European markets and is now able to
begin the regulatory processes for marketing in the individual countries. The company expects to
generate incremental revenue from European sales of fostamatinib in the second half of this year in
the form of royalty payments.
Grifols has exclusive rights to fostamatinib in chronic ITP, as well as any potential future indications
like autoimmune hemolytic anemia (AIHA), and IgA nephropathy (IgAN), in Europe and Turkey.
Grifols announced the company is planning the Tavlesse launch to be in the second quarter of 2020.

Source:
Press Release 01/16/2020 (GRFS)
J.P. Morgan Healthcare Conference 01/13/2020
J.P. Morgan Healthcare Conference 01/16/2020 (RIGL, Slide 3)

Roche Holding AG (RHHBY)
Belvarafenib for Solid Tumors
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Event Date:

01/15/2020

Event Type:

Progress Update - Development Review (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Roche Holding AG (RHHBY)

Partner Companies:

Hanmi Pharmaceutical (128940:KS)

Phase:

Development Outside U.S.

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Hanmi Pharmaceutical announced that a clinical trial of Pan-RAF inhibitor Belvarafenib (HM95573,
solid tumors), out-licensed to Genentech, is progressing, and a strategy to expand the treatment
indication is under review.
Source:
J.P. Morgan Healthcare Conference 01/15/2020

Neoantigen Directed T-Cell Therapy (Genentech/Adaptive) for Cancer
Event Date:

12/31/2019

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Roche Holding AG (RHHBY)

Partner Companies:

Adaptive
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Phase:

Preclinical

Change to Likelihood of Approval:

N/A

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
In 2019, Adaptive delivered its first data package for the 1st selected TCR candidate of the cellular
therapy partnership.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (Adaptive, Slide 7)

Rocket Pharmaceuticals Inc. (RCKT)
RP-L301 for Pyruvate Kinase Deficiency
Event Date:

01/13/2020

Event Type:

Regulatory - Fast Track Status (Clinical Analysis)

Trial Name:

N/A

Market Group:

Metabolic

Lead Company:

Rocket Pharmaceuticals Inc. (RCKT)

Partner Companies:

N/A

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

16% (Same As Avg.)

Average Approval:

16%

Analysis:
Rocket Pharma reported that the U.S. Food and Drug Administration (FDA) granted Fast Track
designation to RP-L301 for the treatment of pyruvate kinase deficiency.
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Source:
J.P. Morgan Healthcare Conference 01/13/2020 (RCKT)

Rubius Therapeutics (RUBY)
RTX-240 for Solid Tumors
Event Date:

12/31/2019

Event Type:

Regulatory - IND Filing (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Rubius Therapeutics (RUBY)

Partner Companies:

N/A

Phase:

IND

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
In 2019, Rubius filed an IND with U.S. FDA for RTX-240 for the treatment of solid tumors and plans
to announce when the first patient has been dosed. The company also completed engineering runs
at their manufacturing facility.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (RUBY, Press Release)
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Sanofi (SNY)
DNL747 for Amyotrophic Lateral Sclerosis (ALS)
Event Date:

12/31/2019

Event Type:

Trial Announcement - Patient Enrollment Completed (Clinical
Analysis)

Trial Name:

Phase Ib - Safety and Tolerability (Sanofi)

Market Group:

Neurology

Lead Company:

Sanofi (SNY)

Partner Companies:

Denali Therapeutics Inc. (DNLI)

Phase:

Development Outside U.S.

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Denali announced the RIPK1 inhibitor DNL747 Phase Ib trials in Alzheimer’s and ALS are fully
enrolled.
Source:
J.P. Morgan Healthcare Conference 01/14/2020 (DNLI)
J.P. Morgan Healthcare Conference 01/14/2020 (DNLI, Slide 7)

Sarepta Therapeutics, Inc. (SRPT)
SRP-9001 for Duchenne Muscular Dystrophy (DMD)
Event Date:

01/13/2020

Event Type:

Trial Announcement - Dosing Completed (Clinical Analysis)
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Trial Name:

Phase II - Study II

Market Group:

Metabolic

Lead Company:

Sarepta Therapeutics, Inc. (SRPT)

Partner Companies:

Roche (RHHBY)

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

28% (4% Above Avg.)

Average Approval:

24%

Analysis:
Sarepta announced all of the 41 participants in the Study 102 trial of SRP-9001 for Duchenne
muscular dystrophy (DMD) have been dosed. The company has also dosed placebo cross-over
patients and the study is progressing uninterrupted with data read out scheduled for early 2021.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (SRPT, Slide 13)

Casimersen for Duchenne Muscular Dystrophy (DMD)
Event Date:

01/10/2020

Event Type:

Regulatory - Rolling NDA/BLA Initiated (Clinical Analysis)

Trial Name:

N/A

Market Group:

Metabolic

Lead Company:

Sarepta Therapeutics, Inc. (SRPT)

Partner Companies:

University of Western Australia

Phase:

NDA/BLA

Change to Likelihood of Approval:

27%
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Likelihood of Approval:

90% (1% Above Avg.)

Average Approval:

89%

Analysis:
Sarepta announced the company initiated the rolling NDA submission of Casimersen for Duchenne
muscular dystrophy (DMD) on January 10, 2020. The company anticipates approval in 2020.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (SRPT, Slide 27)

Seattle Genetics, Inc. (SGEN)
Tucatinib for Colorectal Cancer (CRC)
Event Date:

01/13/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase II - MOUNTAINEER (w/Trastuzumab)

Market Group:

Oncology

Lead Company:

Seattle Genetics, Inc. (SGEN)

Partner Companies:

Pfizer (PFE)

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

11% (1% Above Avg.)

Average Approval:

10%

Analysis:
Seattle Genetics announced that the MOUNTAINEER Phase II trial of tucatinib in colorectal cancer
expanded to a total of approximately 110 patients to enable potential accelerated approval.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (SGEN)
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Tucatinib for Breast Cancer
Event Date:

01/13/2020

Event Type:

Regulatory - MAA Submission (Europe) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Seattle Genetics, Inc. (SGEN)

Partner Companies:

Pfizer (PFE)

Phase:

NDA/BLA

Change to Likelihood of Approval:

0%

Likelihood of Approval:

96% (14% Above Avg.)

Average Approval:

82%

Analysis:
Seattle Genetics announced that an MAA was recently submitted to the EMA for tucatinib for the
treatment of HER2 metastatic breast cancer.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (SGEN)

SpringWorks Therapeutics, Inc. (SWTX)
Nirogacestat for Multiple Myeloma (MM)
Event Date:

01/13/2020

Event Type:

Trial Announcement (Clinical Analysis)

Trial Name:

Phase I - w/ALLO-715
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Market Group:

Oncology

Lead Company:

SpringWorks Therapeutics, Inc. (SWTX)

Partner Companies:

N/A

Phase:

Preclinical

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Allogene Therapeutics and SpringWorks Therapeutics announced that they have entered into a
clinical trial collaboration agreement. This agreement will evaluate ALLO-715, Allogene’s
investigational anti-B-cell maturation antigen (BCMA) AlloCAR T therapy in combination with
SpringWorks’ investigational gamma secretase inhibitor (GSI), nirogacestat, in patients with relapsed
or refractory multiple myeloma.
Gamma secretase inhibition prevents the cleavage and shedding of BCMA from the surface of
myeloma cells. In preclinical models, nirogacestat has been shown to increase the cell surface
density of BCMA and reduce levels of soluble BCMA, thereby enhancing the activity of BCMAtargeted therapies. In addition, emerging clinical data suggest that a GSI may increase antitumor
efficacy of BCMA-targeted autologous CAR T therapy in patients with relapsed and refractory
multiple myeloma.
Under the terms of the agreement, Allogene will sponsor and conduct the Phase I study to evaluate
the safety, tolerability and preliminary efficacy of the combination, and will assume all development
costs associated with the study. Allogene and SpringWorks will form a joint development committee
to oversee the clinical study, which is expected to commence in the second half of 2020 pending
discussions with regulators.
SpringWorks is currently enrolling patients in a global Phase III, double-blind, randomized, placebocontrolled clinical trial (the DeFi Trial) to evaluate nirogacestat in adults with progressing desmoid
tumors.

Source:
Press Release 01/13/2020 (ALLO)
Press Release 01/13/2020 (SWTX)
J.P. Morgan Healthcare Conference 01/14/2020 (SWTX)
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Stemline Therapeutics, Inc. (STML)
Elzonris for Myelofibrosis (MF)
Event Date:

01/13/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase I/II - HES/MF/CMML (Mayo)

Market Group:

Oncology

Lead Company:

Stemline Therapeutics, Inc. (STML)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
Stemline Therapeutics announced the MF cohort of the ongoing Phase I/II trial of ELZONRIS has
been expanded to include 20-25 additional patients and are also evaluating relapsed/refractory
patients and specific subsets of patients, including patients with monocytosis, thrombocytopenia,
and CD123 positivity.
Source:
Press Release 01/13/2020 (STML)
J.P. Morgan Healthcare Conference 01/15/2020 (STML, Slide 26)

Elzonris for Acute Myelogenous Leukemia (AML)
Event Date:

01/13/2020

Event Type:

Trial Announcement - Initiation (Clinical Analysis)
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Trial Name:

Phase I/II - R/R AML/Naive AML/MDS

Market Group:

Oncology

Lead Company:

Stemline Therapeutics, Inc. (STML)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
Stemline Therapeutics announced a Phase I/II trial of ELZONRIS in combination with other agents in
patients with relapsed/refractory AML, treatment-naive AML unfit for chemotherapy, and high-risk
myelodysplastic syndrome (MDS) is currently enrolling patients. The company expects to provide
data updates in 2020.
Source:
Press Release 01/13/2020 (STML)
J.P. Morgan Healthcare Conference 01/15/2020 (STML, Slide 29)

Elzonris for Chronic Myelomonocytic Leukemia (CMML)
Event Date:

01/13/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase I/II - HES/MF/CMML (Mayo)

Market Group:

Oncology

Lead Company:

Stemline Therapeutics, Inc. (STML)

Partner Companies:

N/A

Phase:

II
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Change to Likelihood of Approval:

0%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
Stemline Therapeutics announced the CMML expansion cohort, Stage 3a, is open for enrollment of
two patient populations: relapsed/refractory patients, and first-line, poor prognosis patients not
expected to benefit from first line cytoreductive treatment.
Source:
Press Release 01/13/2020 (STML)
J.P. Morgan Healthcare Conference 01/15/2020 (STML, Slide 23)

Supernus Pharmaceuticals, Inc. (SUPN)
SPN-812 for Attention Deficit Hyperactivity Disorder (ADHD)
Event Date:

01/15/2020

Event Type:

Trial Announcement - Trial Completed (Clinical Analysis)

Trial Name:

Phase III - P301 (Low Dose Children) , Phase III - P302 (Low Dose
Adolescents) , Phase III - P303 (High Dose Children) , Phase III - P304 (High Dose
Adolescents)

Market Group:

Psychiatry

Lead Company:

Supernus Pharmaceuticals, Inc. (SUPN)

Partner
Companies:

N/A

Phase:

NDA/BLA

Change to
Likelihood of
Approval:

0%
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Likelihood of
Approval:

100% (15% Above Avg.)

Average
Approval:

85%

Analysis:
Supernus Pharmaceuticals presented at the J.P. Morgan Conference on January 15, 2020. They
announced that the Phase III studies (P301, P302, P303, P304) evaluating SPN-812 for the
treatment of attention deficit hyperactivity disorder (ADHD) have been completed.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (SUPN, Slide 13)

TG Therapeutics, Inc. (TGTX)
Umbralisib for Marginal Zone Lymphoma - NHL
Event Date:

01/16/2020

Event Type:

Regulatory - Rolling NDA/BLA Initiated (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

TG Therapeutics, Inc. (TGTX)

Partner Companies:

Rhizen Pharmaceuticals

Phase:

NDA/BLA

Change to Likelihood of Approval:

47%

Likelihood of Approval:

87% (5% Above Avg.)

Average Approval:

82%

Analysis:
TG Therapeutics announced that the Company has initiated a rolling submission of a New Drug
Application (NDA) to the U.S. Food and Drug Administration (FDA) requesting accelerated approval
of umbralisib, the Company’s oral, once-daily, dual inhibitor of PI3K-delta and CK1-epsilon, as a
January 2020|296

treatment for patients with previously treated marginal zone lymphoma (MZL) and follicular
lymphoma (FL). The Company has received guidance from the FDA that submission of a single NDA
for both the MZL and FL indications is acceptable. Umbralisib has previously been granted
both orphan drug designation and breakthrough therapy designation by the FDA for MZL. The
Company expects to complete the NDA rolling submission in the first half of 2020.

Source:
Press Release 01/16/2020 (TGTX)
J.P. Morgan Healthcare Conference 01/16/2020 (TGTX, Slide 8)

Umbralisib for Indolent Non-Hodgkin's Lymphoma (Including Follicular
Lymphoma) - NHL
Event Date:

01/16/2020

Event Type:

Regulatory - Rolling NDA/BLA Initiated (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

TG Therapeutics, Inc. (TGTX)

Partner Companies:

Rhizen Pharmaceuticals

Phase:

NDA/BLA

Change to Likelihood of Approval:

47%

Likelihood of Approval:

86% (4% Above Avg.)

Average Approval:

82%

Analysis:
TG Therapeutics announced that the Company has initiated a rolling submission of a New Drug
Application (NDA) to the U.S. Food and Drug Administration (FDA) requesting accelerated approval
of umbralisib, the Company’s oral, once-daily, dual inhibitor of PI3K-delta and CK1-epsilon, as a
treatment for patients with previously treated marginal zone lymphoma (MZL) and follicular
lymphoma (FL). The Company has received guidance from the FDA that submission of a single NDA
for both the MZL and FL indications is acceptable. Umbralisib has previously been granted
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both orphan drug designation and breakthrough therapy designation by the FDA for MZL. The
Company expects to complete the NDA rolling submission in the first half of 2020.

Source:
Press Release 01/16/2020 (TGTX)
J.P. Morgan Healthcare Conference 01/16/2020 (TGTX, Slide 8)

Theravance Biopharma, Inc. (TBPH)
Yupelri for Chronic Obstructive Pulmonary Disease (COPD)
Event Date:

01/15/2020

Event Type:

Reimbursement - Medicare/Payer (US) Decision - Positive (Clinical
Analysis)

Trial Name:

N/A

Market Group:

Respiratory

Lead Company:

Theravance Biopharma, Inc. (TBPH)

Partner Companies:

Mylan (MYL)

Phase:

Approved

Change to Likelihood of
Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
Theravance announced that Yupelri received 100% Medicare Part B coverage with a permanent JCode issued in July 2019, 6 months earlier than the expected January 2020 issuance date.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (TBPH, Slide 11)
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Tmunity Therapeutics ,Inc.
CART-TnMUC1 for Solid Tumors
Event Date:

01/15/2020

Event Type:

Trial Announcement - Trial Progressing (Clinical Analysis)

Trial Name:

Phase I - Study 01

Market Group:

Oncology

Lead Company:

Tmunity Therapeutics ,Inc.

Partner Companies:

N/A

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

6% (Same As Avg.)

Average Approval:

6%

Analysis:
Tmunity announced that it has dosed the first patient in its Phase I CART-TnMUC1-01 clinical trial
with the Tn/STn glycoform of mucin 1 (TnMUC1) chimeric antigen receptor T-cell (CAR-T) therapy in
patients with TnMUC1-positive advanced cancers.
Phase I Study Design
The CART-TnMUC1-01 study is a Phase I trial evaluating the investigational product CARTTnMUC1 in patients with TnMUC1 positive refractory tumors in combination with a lymphodepletion
chemotherapy regimen. The primary objective of the trial is to establish safety and the
recommended Phase II dose of CART-TnMUC1 that can be administered with lymphodepletion. The
trial is currently open to patients with TnMUC1-positive, treatment-resistant solid tumors, including:
metastatic ovarian cancer (including cancers of the fallopian tube), pancreatic ductal
adenocarcinoma, hormone receptor (HR)-negative and HER2-negative (triple negative) breast
cancer (TNBC) and non-small cell lung cancer.

Source:
Press Release 01/15/2020
J.P. Morgan Healthcare Conference 01/15/2020 (Tmunity)
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TransEnterix, Inc. (TRXC)
Senhance Surgical Robotic System for Surgical Tools (General)
Event Date:

12/31/2019

Event Type:

Regulatory - Approval (Japan) (Clinical Analysis)

Trial Name:

N/A

Market Group:

Not Specified

Lead Company:

TransEnterix, Inc. (TRXC)

Partner Companies:

N/A

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
TransEnterix announced the Senhance Surgical Robotic System has been approved by the PMDA
in Japan during 2019.
Source:
J.P. Morgan Healthcare Conference 01/16/2020 (TRXC, Slide 14)

Senhance Surgical Robotic System for Surgical Tools (General)
Event Date:

12/31/2019

Event Type:

Regulatory - CE Mark Filing (Clinical Analysis)

Trial Name:

N/A

Market Group:

Not Specified

Lead Company:

TransEnterix, Inc. (TRXC)

January 2020|300

Partner Companies:

N/A

Phase:

Approved

Change to Likelihood of Approval:

0%

Likelihood of Approval:

100% (Same As Avg.)

Average Approval:

100%

Analysis:
TransEnterix announced that the Company completed a pediatric indication expansion CE
submission in 2019.
Source:
J.P. Morgan Healthcare Conference 01/16/2020 (TRXC, Slide 14)

Tyme Technologies, Inc. (TYME)
SM-88 for Pancreatic Cancer
Event Date:

12/31/2019

Event Type:

Trial Announcement - Initiation (Clinical Analysis)

Trial Name:

Phase II/III - Precision Promise (PanCAN)

Market Group:

Oncology

Lead Company:

Tyme Technologies, Inc. (TYME)

Partner Companies:

Eagle (EGRX)
University of California, San Francisco

Phase:

III

Change to Likelihood of Approval:

0%

Likelihood of Approval:

37% (2% Above Avg.)

Average Approval:

35%

Analysis:
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Eagle announced that the Precision Promise study of SM-88 for 1st line combination and 2nd line
monotherapy treatment of pancreatic cancer was initiated in 2019.

Source:
J.P. Morgan Healthcare Conference 01/15/2020 (EGRX, Slide 29)

Y-mAbs Therapeutics Inc. (YMAB)
177

Lu-omburtamab-DTPA for Solid Tumors

Event Date:

12/31/2019

Event Type:

Regulatory - IND Filing (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Y-mAbs Therapeutics Inc. (YMAB)

Partner Companies:

N/A

Phase:

IND

Change to Likelihood of Approval:

0%

Likelihood of Approval:

0% (Same As Avg.)

Average Approval:

N/A

Analysis:
Y-mAbs Therapeutics lists that an IND was filed in December 2019 for Omburtamab-DTPA.
Source:
J.P. Morgan Healthcare Conference 01/15/2020 (YMAB, Slide 5)

huGD2-BsAb for Solid Tumors
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Event Date:

01/15/2020

Event Type:

Progress Update (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Y-mAbs Therapeutics Inc. (YMAB)

Partner Companies:

N/A

Phase:

II

Change to Likelihood of Approval:

4%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
Y-mAbs Therapeutics lists that their bispecific GD2 antibody candidate has been in a dose
escalation study since the first quarter of 2019. Cohort 6 is currently ready, and recruiting patients
with:
•
•
•

R/R NB
High grade osteosarcoma
Other GD2(+) solid tumors, where patients have relapsed or refractory disease that is
resistant to standard therapy

Source:
J.P. Morgan Healthcare Conference 01/15/2020 (YMAB, Slide 19)

Zymeworks, Inc. (ZYME)
ZW25 for Breast Cancer
Event Date:

12/31/2019

Event Type:

Regulatory - Meeting with FDA (Clinical Analysis)

Trial Name:

N/A
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Market Group:

Oncology

Lead Company:

Zymeworks, Inc. (ZYME)

Partner Companies:

BeiGene (BGNE)

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

8% (2% Above Avg.)

Average Approval:

6%

Analysis:
Zymeworks announced it held an end of Phase I meeting with the FDA over the development of
ZW25.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (ZYME, Slide 15)

ZW25 for Biliary Tract Cancer
Event Date:

12/31/2019

Event Type:

Regulatory - Meeting with FDA (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Zymeworks, Inc. (ZYME)

Partner Companies:

BeiGene (BGNE)

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

6% (Same As Avg.)

Average Approval:

6%
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Analysis:
Zymeworks announced it held an end of Phase I meeting with the FDA over the development of
ZW25.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (ZYME, Slide 15)

ZW25 for Gastric Cancer
Event Date:

12/31/2019

Event Type:

Regulatory - Meeting with FDA (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Zymeworks, Inc. (ZYME)

Partner Companies:

BeiGene (BGNE)

Phase:

II

Change to Likelihood of Approval:

0%

Likelihood of Approval:

10% (Same As Avg.)

Average Approval:

10%

Analysis:
Zymeworks announced it held an end of Phase I meeting with the FDA over the development of
ZW25.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (ZYME, Slide 15)
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ZW25 for Ovarian Cancer
Event Date:

12/31/2019

Event Type:

Regulatory - Meeting with FDA (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Zymeworks, Inc. (ZYME)

Partner Companies:

BeiGene (BGNE)

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

6% (Same As Avg.)

Average Approval:

6%

Analysis:
Zymeworks announced it held an end of Phase I meeting with the FDA over the development of
ZW25.
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (ZYME, Slide 15)

ZW25 for Biliary Tract Cancer
Event Date:

01/13/2020

Event Type:

Regulatory - Fast Track Status (Clinical Analysis)

Trial Name:

N/A

Market Group:

Oncology

Lead Company:

Zymeworks, Inc. (ZYME)

Partner Companies:

BeiGene (BGNE)
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Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

6% (Same As Avg.)

Average Approval:

6%

Analysis:
Zymeworks announced that ZW25 achieved two additional regulatory milestones, recently being
granted Fast Track and Orphan Drug Designations by the FDA in refractory biliary tract cancer
(BTC).
Source:
J.P. Morgan Healthcare Conference 01/13/2020 (ZYME)

ZW49 for Cancer
Event Date:

01/13/2020

Event Type:

Trial Data - Top-Line Results (Clinical Analysis)

Trial Name:

Phase I - ZWI-ZW49-101

Market Group:

Oncology

Lead Company:

Zymeworks, Inc. (ZYME)

Partner Companies:

BeiGene (BGNE)

Phase:

I

Change to Likelihood of Approval:

0%

Likelihood of Approval:

6% (Same As Avg.)

Average Approval:

6%

Analysis:
Zymeworks announced an interim update from the ongoing ZW49 Phase I dose-escalation study.
Results
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There have been no dose-limiting toxicities observed and the maximum tolerated dose has not been
reached. Preliminary results from these initial dose cohorts include anti-tumor activity.
Most Common Adverse Events
With over ten patients treated, the majority of treatment-related adverse events have been grade 1
or 2, and were reversible and manageable on an outpatient basis.

Source:
J.P. Morgan Healthcare Conference 01/13/2020 (ZYME)
J.P. Morgan Healthcare Conference 01/13/2020 (ZYME, Slide 19)
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Biomedtracker/Meddevicetracker JPM New Catalysts - Conference Review
Expected Date Range

Company

Symbol

Drug

Indication

Phase

Now-12/31/2020

AbbVie Inc.

ABBV

Rinvoq

Atopic Dermatitis (Eczema)

III

Now-12/31/2020

AbbVie Inc.

ABBV

Skyrizi

Crohn's Disease

III

Catalyst Title

Phase III - Top-Line Results
Phase III - Top-Line Results

Regulatory - Meeting
with FDA

Meeting with FDA

Analysis

Abbvie anticipates Phase III data for upadacitinib in atopic
dermatitis in 2020.
Abbvie expects to see initial induction data for Skyrizi for
Crohn's Disease later in 2020.
Acadia announced the Company has submitted a pre-sNDA
meeting request to discuss the sNDA submission of
pimavanserin for the treatment of dementia-related
psychosis. As such we await an update on the results of the
meeting in the time frame above.

Now-06/30/2020

Acadia Pharmaceuticals, Inc.
ACAD

Nuplazid

Dementia

10/01/2020-12/31/2020

Acadia Pharmaceuticals, Inc.
ACAD

Nuplazid

Major Depressive Disorder (MDD)III

Trial Data - Top-Line
Results

Acadia announced results from the Phase III - CLARITY-2
Phase III CLARITY-2 - Top-Line study of pimavanserin for the treatment of major
Results
depressive disorder are expected in the fourth quarter of
2020.

01/01/2021-06/30/2021

Acadia Pharmaceuticals, Inc.
ACAD

Nuplazid

Major Depressive Disorder (MDD)III

Trial Data - Top-Line
Results

Acadia announced results from the Phase III - CLARITY-3
Phase III CLARITY-3 - Top-Line
study of pimavanserin for the treatment of major
Results
depressive disorder are expected in the first half of 2021.

01/01/2021-12/31/2021

Acadia Pharmaceuticals, Inc.
ACAD

Trofinetide

Rett Syndrome

III

Trial Data - Top-Line
Results

01/01/2021-12/31/2021

Acceleron Pharma, Inc.

Reblozyl

Myelofibrosis (MF)

II

Trial Data - Top-Line
Results

XLRN

III

Expected Catalyst

Trial Data - Top-Line
Results
Trial Data - Top-Line
Results

Trial Announcement Initiation

Phase I/II Homocystinuria Trial to Start

Aeglea BioTherapeutics announced it has filed a Clinical
Trial Application (CTA) with the United Kingdom’s
Medicines and Healthcare Products Regulatory Agency
(MHRA) for ACN00177 a novel engineered human enzyme
therapy designed to treat homocystinuria. The Company
expects to initiate a Phase I/II trial in the second quarter of
2020.

Phase III PEACE - Patient
Enrollment Completed

Aeglea expects the Phase III PEACE trial for Pegzilarginase to
complete enrollment in the second half of 2020.

04/01/2020-06/30/2020

Aeglea BioTherapeutics, Inc.AGLE

AEB4104

Cystinuria

07/01/2020-12/31/2020

Aeglea BioTherapeutics, Inc.AGLE

Pegzilarginase

Urea Cycle Disorders and Derangements
III
(UCD)

01/01/2021-03/31/2021

Aeglea BioTherapeutics, Inc.AGLE

AEB4104

Cystinuria

Preclinical

Now-06/30/2020

Agios Pharmaceuticals, Inc.AGIO

AG-946

Pyruvate Kinase Deficiency

Preclinical

Trial Announcement Initiation

Now-09/30/2020

Agios Pharmaceuticals, Inc.AGIO

Mitapivat

Sickle Cell Anemia

I

Trial Data - Top-Line
Results

Now-12/31/2020

Agios Pharmaceuticals, Inc.AGIO

Mitapivat

Pyruvate Kinase Deficiency

III

Trial Data - Top-Line
Results

Now-12/31/2020

Agios Pharmaceuticals, Inc.AGIO

Mitapivat

Pyruvate Kinase Deficiency

III

Trial Data - Top-Line
Results

Now-12/31/2020

Agios Pharmaceuticals, Inc.AGIO

Tibsovo

Myelodysplastic Syndrome (MDS)I

Trial Announcement Patient Enrollment
Completed

Phase I - Patient Enrollment
Completed (MDS Arm)

07/01/2020-12/31/2020

Agios Pharmaceuticals, Inc.AGIO

AG-636

Hematologic Cancer

I

Trial Data - Top-Line
Results

Phase I - Top-Line Results

03/13/2020-03/16/2020

Aimmune Therapeutics, Inc.AIMT

Palforzia

Food Allergies

BLA

Trial Data - Other

01/01/2021-06/30/2021

Aimmune Therapeutics, Inc.AIMT

AR201

Food Allergies

II

Trial Data - Top-Line
Results

01/01/2021-06/30/2021

Aimmune Therapeutics, Inc.AIMT

Palforzia

Food Allergies

BLA

Trial Data - Top-Line
Results

10/01/2020-12/31/2020

Akcea Therapeutics, Inc.

AKCA

Waylivra

Dyslipidemia / Hypercholesterolemia
NDA

Regulatory - Approval
Decision (Emerging
Markets)

Agios plans to disclose initial data from the Phase I study of
AG-636 later in 2020. We await an update in the time frame
above.
Aimmune plans to present data from its pipeline at the
Trial Data at AAAAI
AAAAI annual meeting in March 2020.
Aimmune plans to read out data from its Phase II AR201
Phase II - Top-Line Results
egg allergy trial in the first half of 2021.
Aimmune expects to read out data from POSEIDON and its
Phase III POSEIDON - Top-Line
Palforzia/Dupilumab combination studies in the first half of
Results
2021.
PTC Therapeutics anticipates an ANVISA approval decision
Approval Decision (Brazil)
of Waylivra in FCS patients in Brazil in the fourth quarter of
2020.

Now-06/30/2020

Akero Therapeutics, Inc.

AKRO

AKR-001

Non-Alcoholic Steatohepatitis (NASH)
II

Trial Announcement Trial Completion

Phase IIa BALANCED - Trial
Completion

Akero announced that they expect the Phase IIa BALANCED
study to be completed in the first half of 2020.

01/01/2021-06/30/2021

Akero Therapeutics, Inc.

AKRO

AKR-001

Non-Alcoholic Steatohepatitis (NASH)
II

Trial Announcement Initiation

Phase IIb - Study to Start

Akero announced that they expect to initiate a Phase IIb
study evaluating AKR-001 for the treatment of nonalcoholic steatohepatitis (NASH) in the first half of 2021.

Now-06/30/2020

Akeso Biopharma, Inc.

AK104

Cervical Cancer

IND

Trial Announcement Initiation

Phase II - Trial to Start

Akeso announced the company anticipates on starting a
Phase II trial in the U.S. of AK104 for the treatment of 2L/3L
cervical cancer in the first half of 2020.

Now-12/31/2020

Alector, Inc.

AL-101

Neurology - Other

I

Trial Data - Top-Line
Results

Phase I - Top-Line Results

Now-12/31/2020

Alexion Pharmaceuticals, Inc.
ALXN

ALXN1720

Renal Disease / Renal Failure

I

Trial Data - Top-Line
Results

01/01/2021-06/30/2021

Alexion Pharmaceuticals, Inc.
ALXN

ALXN1720

Renal Disease / Renal Failure

I

Trial Announcement Initiation

Now-12/31/2020

Alkermes plc

ALKS

ALKS 4230

Solid Tumors

I/II

Trial Data - Updated
Results

Now-12/31/2020

Alkermes plc

ALKS

ALKS 4230

Solid Tumors

I/II

Trial Data - Updated
Results

Now-03/31/2020

Allergan plc

AGN

EDIT-101

Leber's Congenital Amaurosis (Ophthalmology)
I/II

Trial Announcement Other

Now-12/31/2020

Allergan plc

AGN

EDIT-101

Leber's Congenital Amaurosis (Ophthalmology)
I/II

Trial Announcement Other

Editas announced that the company expects to complete
Phase I/II - Low and Mid-Dose
dosing the adult low- and mid-dose cohorts of the Phase I/II
Cohorts Dosing Completed
trial of EDIT-101 by the end of 2020.

Now-12/31/2020

Allergan plc

AGN

EDIT-101

Leber's Congenital Amaurosis (Ophthalmology)
I/II

Trial Data - Top-Line
Results

Phase I/II - Top-Line Results

ALEC

Preclinical

Acadia announced results from the Phase III- LAVENDER
Phase III LAVENDER - Top-Line
study of trofinetide for the treatmen of Rett Syndrome are
Results
expected in 2021.
Phase III - INDEPENDENCE Bristol-Myers Squibb expects top-line data readouts of the
Top-Line Results
pivotal Phase III trial of Reblozyl in 2021.

Trial Announcement Patient Enrollment
Completed
Trial Data - Top-Line
Results

Aeglea expects initial clinical data for ACN00177 for
homocystinuria in the first quarter of 2021.
Agios expects to receive investigational new drug (IND)
clearance for AG-946 a next generation PKR activator and
Phase I - Study to Start
initiate first-in-human study in healthy volunteers in the
first half of 2020.
Phase I - Proof-of-Concept Top- Agios expects to achieve proof of concept for mitapivat in
Line Data
sickle cell disease by mid-2020.
Agios plans to announce topline data for ACTIVATE and
Phase III ACTIVATE - Top-Line
ACTIVATE-T pivotal trials for mitapivat in adults with
Results
pyruvate kinase (PK) deficiency by year-end
Agios plans to announce topline data for ACTIVATE and
Phase III ACTIVATE-T - TopACTIVATE-T pivotal trials for mitapivat in adults with
Line Results
pyruvate kinase (PK) deficiency by year-end
Phase I/II - Top-Line Results

Agios expects to complete enrollment in MDS arm of
TIBSOVO Phase I by the end of 2020.

Alector announced they plan to release top-line results for
their Phase I study of AL-101 in 2020.
Alexion anticipates to share data from the SAD study of
Phase I - Top-Line Results
ALXN1720 later in 2020 before starting a proof of concept
study in 2021.
Proof-of-Concept Study
Alexion plans to initiate a PoC study of ALXN1720 in the
Initiation
first half of 2021.
Alkermes announced that they expect to identify the
maximum tolerated monotherapy dose and generate initial
Phase I/II ARTISTRY-1 monotherapy efficacy data as well as combination data
Updated Results
with pembrolizumab from the Phase I/II ARTISTRY-1 study
in 2020.
Alkermes announced that they expect to identify the
recommended Phase II dose and dosing interval and initiate
Phase I/II ARTISTRY-2 the combination with pembrolizumab expansion and
Updated Results
monotherapy cohorts for the Phase I/II ARTISTRY-2 study in
2020.
Editas announced that the first patient in the Phase I/II trial
Phase I/II - First Patient Dosed
of EDIT-101 will be dosed in Q1 2020.

Editas announced that the Phase I/II trial of EDIT-101 for
LCA has the potential for data by the end of 2020.
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Symbol
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Catalyst Title
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Now-06/30/2020

Allogene Therapeutics, Inc.ALLO

ALLO-501

Non-Hodgkin's Lymphoma (NHL) I/II

Trial Announcement Initiation

Clinical Trial to Start (ALLO501A)

07/01/2020-12/31/2020

Allogene Therapeutics, Inc.ALLO

ALLO-715

Multiple Myeloma (MM)

I

Trial Announcement Initiation

Phase I w/Nirogacestat - Trial
to Start

07/01/2020-12/31/2020

Allogene Therapeutics, Inc.ALLO

ALLO-715

Multiple Myeloma (MM)

I

Trial Data - Top-Line
Results

Allogene Therapeutics plans to present initial data from the
Phase I UNIVERSAL - Top-Line
Phase I UNIVERSAL study of ALLO-715 for the treatment of
Results
R/R multiple myeloma in the second half of 2020.

07/01/2020-12/31/2020

Allogene Therapeutics, Inc.ALLO

ALLO-647

Multiple Myeloma (MM)

I

Trial Data - Top-Line
Results

Allogene Therapeutics plans to present initial data from the
Phase I UNIVERSAL - Top-Line
Phase I UNIVERSAL study of ALLO-715 for the treatment of
Results
R/R multiple myeloma in the second half of 2020.

07/01/2020-06/30/2021

Allogene Therapeutics, Inc.ALLO

ALLO-316

Renal Cell Cancer (RCC)

Preclinical

Regulatory - IND Filing

IND Filing

10/01/2020-04/30/2021

10/01/2020-04/30/2021

12/01/2020-06/30/2021

Almirall Prodesfarma, S.A. ALM:SM

Almirall Prodesfarma, S.A. ALM:SM

Almirall Prodesfarma, S.A. ALM:SM

ALM12845

ALM12834

ALM12834

Hair Loss (Alopecia)

I

Fungal Infections - Non-Systemic III

Fungal Infections - Non-Systemic III

Regulatory - CHMP
CHMP Opinion
(European Panel) Results

Regulatory - CHMP
CHMP Opinion
(European Panel) Results

Almirall announced that terbinafine (ALM12834) has been
submitted to the EMA and is now under registration for
MAA authorization. Based on an internal analysis of the
centralized European approval procedure we estimate the
European marketing authorization for this drug for this
indication will be granted in approximately 11-17 months.
As the approval decision is normally issued 67 days from
adoption of a positive Committee for Medicinal Products
for Human Use (CHMP) opinion we then estimate the
CHMP opinion to occur between October 2020 and April
2021.

Regulatory - Approval
Decision (Europe)

Approval Decision (Europe)

Almirall announced that finasteride(ALM12845) and
terbinafine (ALM12834) have been submitted to the EMA
for approval and are currently under registration. Based on
an internal analysis of the centralized European approval
procedure we estimate the European marketing
authorization for this drug for this indication will be granted
in approximately 11-17 months.
Almirall announced that finasteride(ALM12845) and
terbinafine (ALM12834) have been submitted to the EMA
for approval and are currently under registration. Based on
an internal analysis of the centralized European approval
procedure we estimate the European marketing
authorization for this drug for this indication will be granted
in approximately 11-17 months.

Almirall Prodesfarma, S.A. ALM:SM

ALM12845

Hair Loss (Alopecia)

I

Regulatory - Approval
Decision (Europe)

Approval Decision (Europe)

3/31/2020

Alnylam Pharmaceuticals, Inc.
ALNY

Lumasiran

Hyperoxaluria

NDA

Trial Data - Updated
Results

Phase III - ILLUMINATE-A Updated Results at
OxalEurope International
Congress

Now-06/30/2020

Alnylam Pharmaceuticals, Inc.
ALNY

ALN-HBV02

Hepatitis B (HBV) Treatment (Antiviral)
I/II

Trial Data - Updated
Results

Phase I/II - Updated Results

Alnylam Pharmaceuticals, Inc.
ALNY

ALN-HBV02

Hepatitis B (HBV) Treatment (Antiviral)
I/II

Allogene Therapeutics plans to file an IND for ALLO-316
their anti-CD70 CAR therapy in the second half of 2020 or
first half of 2021.
Almirall announced that finasteride (ALM12845) has been
submitted to the EMA and is now under registration for
MAA authorization. Based on an internal analysis of the
centralized European approval procedure we estimate the
European marketing authorization for this drug for this
indication will be granted in approximately 11-17 months.
As the approval decision is normally issued 67 days from
adoption of a positive Committee for Medicinal Products
for Human Use (CHMP) opinion we then estimate the
CHMP opinion to occur between October 2020 and April
2021.

12/01/2020-06/30/2021

07/01/2020-12/31/2020

Allogene Therapeutics plans to initiate a clinical study of
ALLO-501A in NHL in the first half of 2020.
Allogene Therapeutics plans to initiate a study of ALLO-715
in combination with nirogacestat for the treatment of
multiple myeloma in the second half of 2020. This will be an
Allogene sponsored trial in combination with SpringWorks
Therapeutics.

Trial Announcement Initiation

Phase II China - Trial to Start

Alnylam Pharmaceuticals announced detailed results of a
Phase III ILLUMINATE-A trial of lumasiran will be presented
at the OxalEurope International Congress on March 31
2020.
Vir Biotechnology anticipates data through at least week 16
on all dose cohorts of the Phase I/II study of VIR-2218 to be
available in the first half of 2020.
Vir Biotechnology announced the company anticipates that
two new trials with VIR-2218 will start later this year
including a Phase II trial of VIR-2218 in China in
collaboration with Brii Biosciences and a Phase II
combination trial of VIR-2218 and pegylated interferonalpha (PEG-IFN-a). As such we await an update on initiation
in the time frame above.

07/01/2020-12/31/2020

Alnylam Pharmaceuticals, Inc.
ALNY

ALN-HBV02

Hepatitis B (HBV) Treatment (Antiviral)
I/II

Trial Announcement Initiation

Vir Biotechnology announced the company anticipates that
two new trials with VIR-2218 will start later this year
including a Phase II trial of VIR-2218 in China in
Phase II w/PEG-IFN-a - Trial to
collaboration with Brii Biosciences and a Phase II
Start
combination trial of VIR-2218 and pegylated interferonalpha (PEG-IFN-a). As such we await an update on initiation
in the time frame above.

Now-12/31/2020

Amgen, Inc.

AMGN

MP0310

Solid Tumors

Regulatory - IND Filing

IND Submission

Now-12/31/2020

Amgen, Inc.

AMGN

AMG 592

Graft vs. Host Disease (GVHD) - Treatment
I/II

Trial Data - Top-Line
Results

Amgen announced that they expect initial proof-of-concept
Phase I/II Refractory CGVHD data from the Phase I/II study of AMG592 for the treatment
Top-Line Results
of refractory chronic Graft vs. Host disease in 2020.

Now-12/31/2020

Amgen, Inc.

AMGN

AMG 592

Systemic Lupus Erythematosus (SLE)
I/II

Trial Data - Top-Line
Results

Phase Ib/IIa Safety/Efficacy Top-Line Results

Now-12/31/2020

Amgen, Inc.

AMGN

AMG 510

Solid Tumors

Trial Data - Top-Line
Results

Phase Ib KRAS G12C
Mutations - Top-Line Results

10/01/2020-12/31/2020

Amgen, Inc.

AMGN

Trial Data - Top-Line
Omecamtiv Mecarbil (Oral)Congestive Heart Failure (CHF) and
III Cardiomyopathies
Results

I

Preclinical

Phase III METEORIC-HF - TopLine Results

Molecular Partners announced that per their licensing deal
with Amgen the company can independently develop a
combination of MP0310 with other DARPin therapeutics
and that this combination is in preclinical development. The
company aims to file an IND for this later in 2020.

Amgen announced that they expect initial proof-of-concept
data from the Phase I study of AMG592 for the treatment
of systemic lupus erythematosus in 2020.
Amgen announced that top-line data from the Phase I
monotherapy/combination study of AMG510 is expected in
2020.
Amgen announced that they expect Phase III data from the
METEORIC-HF study evaluating omecamtiv mecarbil for the
treatment of congestive heart failure in the fourth quarter
of 2020.
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Now-12/31/2020

Amgen, Inc.

AMGN

Otezla

Psoriasis

Approved

Trial Data - Top-Line
Results

05/01/2020-12/31/2020

Amgen, Inc.

AMGN

Otezla

Psoriasis

Approved

Progress Update Product Launch (U.S.)

01/01/2021-01/31/2022

Amgen, Inc.

AMGN

AMGN

Acute Lymphoblastic Leukemia (ALL)
Approved

Regulatory - Approval
Decision (Emerging
Markets)

Kyprolis

Multiple Myeloma (MM)

Regulatory - Approval
Decision (Emerging
Markets)

Blincyto

Analysis

Approval Decision (China)

BeiGene announced the Company has filed an NDA with the
National Medical Products Administration (NMPA) in China
for the approval of Blincyto for the treatment of acute
lymphoblastic leukemia (ALL). Based on an internal analysis
of the Chinese approval procedure we estimate an approval
decision for this drug for this indication will be granted in
approximately 1 to 2 years.

Approval Decision (China)

BeiGene announced the Company has filed an NDA with the
National Medical Products Administration (NMPA) in China
for the approval of Kyprolis for the treatment of multiple
myeloma (MM). Based on an internal analysis of the
Chinese approval procedure we estimate an approval
decision for this drug for this indication will be granted in
approximately 1 to 2 years.

01/01/2021-01/31/2022

Amgen, Inc.

Now-06/30/2020

Amicus Therapeutics, Inc. FOLD

AAV-CLN6

Neuronal Ceroid Lipofuscinosis (NCL)
I/II

Trial Announcement Other

Now-12/31/2020

Amicus Therapeutics, Inc. FOLD

AAV-CLN6

Neuronal Ceroid Lipofuscinosis (NCL)
I/II

Trial Announcement Other

Now-12/31/2020

Amicus Therapeutics, Inc. FOLD

CLN3 Batten Disease Program
Neuronal
(Amicus)
Ceroid Lipofuscinosis (NCL)
I/II

Trial Data - Top-Line
Results

07/01/2021-12/31/2021

Amicus Therapeutics, Inc. FOLD

AT-GAA

Pompe Disease

III

Progress Update Product Launch

Now-06/30/2020

AnaptysBio, Inc.

ANAB

ANB030

Inflammatory Disorders

IND

Trial Announcement Initiation

07/01/2020-12/31/2020

AnaptysBio, Inc.

ANAB

ANB032

Inflammatory Disorders

Preclinical

Regulatory - IND Filing

Now-05/31/2020

AngioDynamics, Inc.

ANGO

AURYON Atherectomy System
Peripheral Arterial Disease (PAD) Approved

Progress Update Product Launch (U.S.)

Product Launch (US)

AngioDynamics announced that the commercial release of
the AURYON Atherectomy System in the United States will
occur in the second half of AngioDynamics’ current fiscal
year ending May 31 2020.

AURYON Atherectomy System
Peripheral Arterial Disease (PAD) Approved

Trial Announcement Initiation

PATHFINDER I Registry Study
to Start

AngioDynamics announced that the commercial release of
the AURYON Atherectomy System in the United States will
occur in the second half of AngioDynamics’ current fiscal
year ending May 31 2020. We await the initiation of the
PATHFINDER I registry study in the same time frame.

ANGO

Approved

Catalyst Title

Amgen announced that they expect top-line data from the
Phase III ADVANCE (PSOR-022)
Phase III study of Otezla for the treatment of mild-to- Top-Line Results
moderate psoriasis in 2020.
Amgen announced that they expect to launch Otezla in the
U.S. and other markets in 2020. As the PDUFA date is in
Product Launch (U.S.)
April 2020 we expect the product launch in the time frame
above.

Amicus Therapeutics announced that it expects to initiate
Phase I/II - Long Term Follow- long-term follow-up of initial CLN6 patients in its Phase I/II
up Initiation
study to obtain long-term safety and efficacy data during
the first half of 2020.
Amicus Therapeutics announced that the company expects
Phase I/II - Additional Patients
to dose additional patients in its CLN6 Phase I/II clinical
Dosed
study in 2020.
Amicus Therapeutics announced that it expects to report
Phase I/IIa - Top-Line Results initial data on patients in its Phase I/IIa clinical trial of CLN3
in 2020.
Amicus Therapeutics announced that if given priority
review and rolling BLA completion occurs in 2021 the
Product Launch
company expects to launch AT-GAA as early as the second
half of 2021.
AnaptysBio announced that they expect to initiate a Phase I
Phase I - Study to Start
study evaluating ANB030 for the treatment of inflammatory
diseases in the first half of 2020.
AnaptysBio announced that an Investigational New Drug
IND Filing
(IND) for ANB032 is expected to be filed in the second half
of 2020.

Now-05/31/2020

AngioDynamics, Inc.

06/11/2020-06/14/2020

Apellis Pharmaceuticals, Inc.
APLS

APL-2

Paroxysmal Nocturnal Hemoglobinuria
III
(PNH)

Trial Data - Updated
Results

Apellis announced they plan to present 16-week data from
Phase III PEGASUS - Updated
the Phase III PEGASUS trial in June 2020 at the European
Results (16-Week Data) at EHA
Hematology Association (EHA) Annual Congress.

07/01/2020-12/31/2020

Apellis Pharmaceuticals, Inc.
APLS

APL-2

Paroxysmal Nocturnal Hemoglobinuria
III
(PNH)

Trial Data - Updated
Results

Phase III PEGASUS - 48-Week
Updated Results

Now-06/30/2020

Aprea Therapeutics, Inc.

APR-548

Undisclosed

Trial Announcement Initiation

Phase I - Trial to Start
Phase I/II France - Updated
Results

APRE

Preclinical

Now-06/30/2020

Aprea Therapeutics, Inc.

APRE

APR-246

Myelodysplastic Syndrome (MDS)III

Trial Data - Updated
Results

Now-06/30/2020

Aprea Therapeutics, Inc.

APRE

APR-246

Myelodysplastic Syndrome (MDS)III

Trial Announcement Patient Enrollment
Completed

Phase II Post-Transplant Patient Enrollment Completed

07/01/2020-12/31/2020

Aprea Therapeutics, Inc.

APRE

APR-246

Solid Tumors

Trial Announcement Initiation

Phase I NHL - Trial to Start

10/01/2020-12/31/2020

Aprea Therapeutics, Inc.

APRE

APR-246

Myelodysplastic Syndrome (MDS)III

Regulatory - NDA/BLA
Filing

NDA Filing

01/01/2021-06/30/2021

Aprea Therapeutics, Inc.

APRE

APR-246

Myelodysplastic Syndrome (MDS)III

Trial Data - Top-Line
Results

Phase II Post-Transplant - TopLine Results

07/01/2020-12/31/2020

Arena Pharmaceuticals, Inc.ARNA

Etrasimod

Ulcerative Colitis (UC)

Trial Announcement Patient Enrollment
Completed

Phase III ELEVATE UC 52 Patient Enrollment Completed

Now-12/31/2020

Arena Pharmaceuticals, Inc.ARNA

APD418

Acute Decompensated Heart Failure
I

Trial Data - Top-Line
Results

Phase I - Top-Line Results

04/01/2021-09/30/2021

Arena Pharmaceuticals, Inc.ARNA

Etrasimod

Hair Loss (Alopecia)

Preclinical

Trial Data - Top-Line
Results

Phase II - Top-Line Results

07/01/2021-12/31/2021

Arena Pharmaceuticals, Inc.ARNA

Etrasimod

Ulcerative Colitis (UC)

III

Trial Data - Top-Line
Results

Phase III ELEVATE UC 12 - TopLine Results

07/01/2021-12/31/2021

Arena Pharmaceuticals, Inc.ARNA

Etrasimod

Esophagitis

Preclinical

Trial Data - Top-Line
Results

Phase IIb - Top-Line Results

07/01/2021-12/31/2021

Arena Pharmaceuticals, Inc.ARNA

APD418

Acute Decompensated Heart Failure
I

Trial Data - Top-Line
Results

Phase IIa - Top-Line Results

01/01/2022-12/31/2022

Arena Pharmaceuticals, Inc.ARNA

Etrasimod

Ulcerative Colitis (UC)

Regulatory - NDA/BLA
Filing

NDA Filing

Preclinical

III

III

Apellis announced they plan to announce 48-week top-line
data of the Phase III PEGASUS trial in the second half of
2020.
Aprea announced that a Phase I trial of APR-548 is expected
to initiate in H1 2020.
Aprea announced that the CR rate duration and survival
readout of the Phase I/II trial of APR-246 in frontline
MDS/AML is expected in H1 2020.
Aprea announced that full enrollment in the Phase II posttransplant trial of APR-246 plus AZA is anticipated in H1
2020 with a one-year RFS primary endpoint readout in H1
2021.
Aprea announced that a Phase I trial of APR-246 plus
venetoclax and APR-246 plus ibrutinib in
relapsed/refractory TP53 mutant non-Hodgkins lymphomas
is expected to start in H2 2020.
Aprea announced that an NDA submission of APR-246 in
MDS is expected in Q4 2020.
Aprea announced that full enrollment in the Phase II posttransplant trial of APR-246 plus AZA is anticipated in H1
2020 with a one-year RFS primary endpoint readout in H1
2021.
Arena announced the company expects to complete patient
enrollment for the Phase III ELEVATE UC-52 trial of
etrasimod for the treatment of ulcerative colitis (UC) in the
second half of 2020.
Arena Pharmaceuticals announced that data from the
Phase I trial of APD418 in decompensated heart failure
(DHF) is expected in 2020.
Arena announced the company expects data from the
Phase II study of etrasimod for alopecia areata (AA) in mid2021.
Arena lists the company is expecting data from the Phase III
ELEVATE UC 12 study of etrasimod for ulcerative colitis (UC)
in the second half of 2021.
Arena lists the company expects Phase IIb data studying
etrasimod for the treatment of eosinophilic esophagitis
(EoE) in the second half of 2021.
Arena lists the company expects data from a Phase IIa study
of APD418 in the second half of 2021.
Arena lists the company expects to submit an NDA for
etrasimod for the treatment of ulcerative colitis (UC) in
2022.
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Now-12/31/2020

Company

argenx N.V.

Symbol

ARGX

Drug

Efgartigimod

Indication

Myasthenia Gravis (MG)

Phase

III

Expected Catalyst

Regulatory - Meeting
with FDA

Catalyst Title

Analysis

Meeting with FDA

argenx announced plans to engage with the U.S. Food and
Drug Administration (FDA) on potential bridging strategy for
a 1000mg subcutaneous (SC) efgartigimod in Myasthenia
Gravis.

07/01/2020-09/30/2020

Ascendis Pharma A/S

ASND

TransCon PTH

Hypoparathyroidism

II

Trial Data - Updated
Results

Phase II PaTH Forward Updated Results (OLE Phase)

Ascendis Pharma announced following completion of
screening of subjects in the recently expanded Phase II
PaTH Forward Trial Ascendis intends to enroll
approximately 55 subjects in the trial. The company expects
to report top-line results from the trial around the end of
March 2020 with six-month data from the open-label
extension phase expected in the third quarter of 2020.

10/01/2020-12/31/2020

Ascendis Pharma A/S

ASND

TransCon CNP

Achondroplasia

II

Trial Announcement Initiation (Emerging
Markets)

Phase II ACcomplisH (China) Trial to Start

Ascendis Pharma announced The company is expanding the
TransCon CNP program in China through its strategic
investment in VISEN Pharmaceuticals with initiation of a
second Phase II trial in children with achondroplasia during
the fourth quarter of 2020.

Now-12/31/2020

Ascendis Pharma A/S

ASND

TransCon TLR7/8 Agonist Solid Tumors

Preclinical

Regulatory - IND Filing

IND Filing

Now-06/30/2020

AstraZeneca PLC

AZN

Savolitinib

Renal Cell Cancer (RCC)

Suspended

Trial Data - Updated
Results

Phase II CALPYSO - Updated
Results

Now-12/31/2020

AstraZeneca PLC

AZN

Savolitinib

Non-Small Cell Lung Cancer (NSCLC)
II

Trial Announcement Patient Enrollment
Completed

Phase II SAVANNAH - Patient
Enrollment Completed

01/01/2021-04/30/2021

AstraZeneca PLC

AZN

Savolitinib

Non-Small Cell Lung Cancer (NSCLC)
II

Progress Update Product Launch
(Emerging Markets)

Product Launch (China)

04/01/2020-09/30/2020

Atara Biotherapeutics, Inc. ATRA

Mesothelin-targeted CAR TSolid
Program
Tumors
(Atara)

I

Regulatory - IND Filing

IND Filing

04/01/2020-09/30/2020

Atara Biotherapeutics, Inc. ATRA

ATA188

Multiple Sclerosis (MS)

I

Trial Announcement Other

Atara announced the Company plans to initiate the Phase
Phase Ia/Ib MS-101 - Phase Ib
Ib portion of the Phase Ia/Ib trial of ATA188 in subjects with
Portion To Start
progressive multiple sclerosis (MS) in mid-2020.

Now-03/31/2020

Autolus Therapeutics plc AUTL

AUTO1

Acute Lymphoblastic Leukemia (ALL)
Preclinical

Regulatory - IND Filing

IND Filing

04/01/2020-06/30/2020

Autolus Therapeutics plc AUTL

AUTO1

Acute Lymphoblastic Leukemia (ALL)
Preclinical

Trial Data - Updated
Results

Autolus Therapeutics announced a long-term follow up of a
Phase I Adult ALL - Long-Term
Phase I study of AUTO1 for the treatment of acute
Follow Up
lymphoblastic leukemia (ALL) in the second quarter of 2020.

10/01/2020-12/31/2020

Autolus Therapeutics plc AUTL

AUTO3

Diffuse Large B-Cell Lymphoma (DLBCL)
I/II
- NHL

Trial Data - Updated
Results

Phase I - Updated Results

10/01/2020-12/31/2020

Autolus Therapeutics plc AUTL

AUTO1

Acute Lymphoblastic Leukemia (ALL)
Preclinical

Trial Data - Updated
Results

Autolus Therapeutics announced a long-term follow up of a
Phase I Adult ALL - Long-Term
Phase I study of AUTO1 for the treatment of acute
Follow Up
lymphoblastic leukemia (ALL) in the fourth quarter of 2020.

10/01/2021-12/31/2021

Autolus Therapeutics plc AUTL

AUTO1

Acute Lymphoblastic Leukemia (ALL)
Preclinical

Regulatory - NDA/BLA
Filing

BLA Filing

Autolus Therapeutics plans to submit a biological license
application (BLA) for AUTO1 for the treatment of acute
lymphoblastic leukemia in the fourth quarter of 2021.

Now-06/30/2020

Axcella Health, Inc.

AXLA

AXA1665

Hepatic Encephalopathy (HE)

Preclinical

Trial Announcement Patient Enrollment
Completed

AXA1665-002 - Enrollment
Completion

Axcella Health lists that enrollment is planned to complete
in the ongoing study of AXA1665 for the treatment of overt
hepatic encephalopathy in the first half of 2020.

Now-06/30/2020

Axcella Health, Inc.

AXLA

AXA4010

Sickle Cell Anemia

Preclinical

Trial Announcement Patient Enrollment
Completed

Food Study - Enrollment to
Complete

Axcella Health lists that enrollment in the ongoing clinical
study of AXA4010 for the treatment of sickle cell disease is
anticipated to complete in the first half of 2020.

01/01/2021-06/30/2021

Axcella Health, Inc.

AXLA

AXA1125

Non-Alcoholic Steatohepatitis (NASH)
Preclinical

Trial Announcement Initiation

Phase IIb Adult - Trial to Start

01/01/2021-06/30/2021

Axcella Health, Inc.

AXLA

AXA1957

Non-Alcoholic Steatohepatitis (NASH)
Preclinical

Trial Announcement Initiation

Phase IIb Adult - Trial to Start

01/01/2021-06/30/2021

Axcella Health, Inc.

AXLA

AXA1957

Non-Alcoholic Steatohepatitis (NASH)
Preclinical

Trial Announcement Initiation

Phase IIb Pediatric - Trial to
Start

02/01/2020-02/29/2020

AxoGen, Inc.

AXGN

AxoGuard Nerve ConnectorNeurology - Other

Progress Update Product Launch (U.S.)

Product Launch (U.S.)
Phase III CHRONOS-3 - TopLine Results
Phase III FIGARO-DKD - TopLine Results

Approved

Ascendis Pharma announced the company plans to file an
IND or equivalent for its first oncology program in the by
the fourth quarter of 2020.
Hutchison MediPharma announced that they expect to
provide a Phase II data update for the CALYPSO study
evaluating savolitnib combinations for the treatment of
papillary RCC in the first half of 2020.
Hutchison MediPharma announced that they expect to
complete patient enrollment in the Phase II SAVANNAH
study evaluating savolitinib for the treatment of non-small
cell lung cancer (NSCLC) by the end of 2020.
Hutchison MediPharma announced that they expect to
launch savolitinib for the treatment of non-small cell lung
cancer in early 2021.
Atara announced the Company plans to submit an IND filing
for ATA2271 for the treatment of advanced mesothelioma
in mid-2020.

Autolus Therapeutics plans to file an investigational new
drug (IND) application for AUTO1 for the treatment of acute
lymphoblastic leukemia (ALL) in the first quarter of 2020.

Autolus Therapeutics expects data of a Phase I study of
AUTO3 for the treatment of diffuse large B-cell lymphoma
(DLBCL) in the second and fourth quarter of 2020.

Axcella Health lists that a Phase IIb study of AXA1125 for
the treatment of adults with NASH is anticipated to start in
the first half of 2021.
Axcella Health lists that a Phase IIb study of AXA1957 for
the treatment of adults with NASH is anticipated to start in
the first half of 2021.
Axcella Health lists that a Phase IIb study of AXA1957 for
the treatment of pediatric NASH is anticipated to start in
the first half of 2021.
Axogen announced they plan to launch their Axoguard
Nerve Cap in February 2020.

04/01/2020-06/30/2020

Bayer AG

BAYRY

Aliqopa

Marginal Zone Lymphoma - NHL III

Trial Data - Top-Line
Results

04/01/2021-06/30/2021

Bayer AG

BAYRY

Finerenone

Diabetic Nephropathy

Trial Data - Top-Line
Results

Now-03/31/2020

BeiGene, Ltd.

BGNE

Tislelizumab

Hodgkin's Lymphoma

Now-06/30/2020

BeiGene, Ltd.

BGNE

Tislelizumab

Esophageal Cancer

Now-12/31/2021

Biogen, Inc.

BIIB

Vixotrigine

Neuropathic Pain

II

Trial Data - Top-Line
Results

Phase II - Top-Line Results

Now-12/31/2021

Biogen, Inc.

BIIB

Gosuranemab

Alzheimer's Disease (AD)

II

Trial Data - Top-Line
Results

Phase II - Top-Line Results

Biogen announced that data for the Phase II study of
BIIB092 in Alzheimer's disease is expected by end of 2021.

Now-12/31/2021

Biogen, Inc.

BIIB

Cirara

Ischemic Stroke

III

Trial Data - Top-Line
Results

Phase III - Top-Line Results

Biogen announced that data for the Phase II study of
BIIB093 for LHI stroke is expected by end of 2021.

Now-12/31/2020

BioMarin Pharmaceutical Inc.
BMRN

BLA

Progress Update Product Launch (U.S.)

Product Launch (U.S.)

BioMarin Pharmaceutical expects to launch valoctocogene
roxaparvovec for the treatment of hemophilia A in 2020.

Valoctocogene Roxaparvovec
Hemophilia A

III

Progress Update Approved in other than
U.S./E.U.
Product
Launch
(Emerging Markets)
Trial Announcement III
Patient Enrollment
Completed

Product Launch (China)
Phase III vs. Investigator's
Choice - Patient Enrollment
Completed

Bayer expects readout from the CHRONOS-3 Phase III study
of copanlisib in lymphoma in the second quarter of 2020.
Bayer expects data from the Phase III FIGARO-DKD study of
finerenone in diabetic kidney disease in the second quarter
of 2021.
BeiGene announced that the Company will launch
tislelizumab in China for treatment of hodgkin's lymphoma
in Q1 2020.
BeiGene expects to complete enrollment in the Phase III
trial of tislelizumab vs. Chemo in 2L advanced ESCC in 1H
2020.
Biogen announced that data for the Phase II study of
BIIB074 in small fiber neuropathy is expected by end of
2021.
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Company

Symbol

Drug

Indication

Phase

Expected Catalyst

Catalyst Title

Analysis

Now-12/31/2020

BioMarin Pharmaceutical Inc.
BMRN

Valoctocogene Roxaparvovec
Hemophilia A

BLA

Progress Update Product Launch (Europe)
Product Launch (Europe)

BioMarin Pharmaceuticals expects to launch Valoctocogene
Roxaparvovec for the treatment of hemophilia A in 2020.

Now-12/31/2020

BioMarin Pharmaceutical Inc.
BMRN

Vosoritide

Achondroplasia

III

Regulatory - NDA/BLA
Filing

NDA Filing

Now-12/31/2020

BioMarin Pharmaceutical Inc.
BMRN

Vosoritide

Achondroplasia

III

Regulatory - MAA
Submission (Europe)

MAA Submission

01/01/2021-12/31/2021

BioMarin Pharmaceutical Inc.
BMRN

Vosoritide

Achondroplasia

III

Progress Update Product Launch (U.S.)

Product Launch (U.S.)

01/01/2021-12/31/2021

BioMarin Pharmaceutical Inc.
BMRN

Vosoritide

Achondroplasia

III

Progress Update Product Launch (Europe)
Product Launch (Europe)

Now-06/30/2020

BioNTech AG

BNTX

BNT151

Solid Tumors

Preclinical

Trial Announcement Initiation

Phase I - Trial Initiation

BioNTech announced that the company expects to initiate a
Phase I clinical trial of BNT151 in the first half of 2020.

Now-06/30/2020

BioNTech AG

BNTX

BNT411

Solid Tumors

Preclinical

Trial Announcement Initiation

Phase I - Trial Initiation

BioNTech announced that the company expects to initiate a
Phase I clinical trial of BNT411 in the first half of 2020.

Now-12/31/2020

BioNTech AG

BNTX

RG6180

Melanoma

II

Trial Announcement Initiation

Phase II - w/atezolimumab Trial Initiation

BioNTech announced that the company expects to start a
Phase II first-line adjuvant solid cancer clinical trial of
BTN122 in combination with atezolimumab in 2020.

07/01/2020-12/31/2020

BioNTech AG

BNTX

BNT141

Solid Tumors

Preclinical

Trial Announcement Initiation

Phase I - Trial Initiation

BioNTech announced that the company expects to begin a
Phase I clinical trial of BNT141 in the second half of 2020.

07/01/2020-06/30/2021

BioNTech AG

BNTX

BNT142

Solid Tumors

Preclinical

Trial Announcement Initiation

Phase I - Trial Initiation

BioNTech announced that the company expects to initiate a
Phase I clinical trial of BNT142 in the second half of 2020 or
the first half of 2021.

07/01/2020-06/30/2021

BioNTech AG

BNTX

BNT152/BNT153 Combo

Solid Tumors

Preclinical

Trial Announcement Initiation

Phase I - Trial Initiation

BioNTech announced that the company expects to initiate a
Phase I clinical trial of the BNT152/BNT153 combo in the
second half of 2020 or the first half of 2021.

07/01/2021-06/30/2022

BioNTech AG

BNTX

BNT152/BNT153 Combo

Solid Tumors

Preclinical

Trial Data - Top-Line
Results

Phase I - Top-Line Results

BioNTech announced that the company expects a data
readout of its Phase I clinical trial of BNT411 in the second
half of 2021 or the first half of 2022.

01/01/2022-12/31/2022

BioNTech AG

BNTX

BNT151

Solid Tumors

Preclinical

Trial Data - Top-Line
Results

Phase I - Top-Line Results

BioNTech announced that the company expects a data
readout of its Phase I clinical trial of BNT151 in 2022.

01/01/2022-12/31/2022

BioNTech AG

BNTX

BNT112

Prostate Cancer

I/II

Trial Data - Top-Line
Results

Phase I/II - Dose Titration Top-Line Results

BioNTech announced that the company expects a data
readout of its Phase I/II clinical trial of BNT112 in 2022.

01/01/2022-12/31/2022

BioNTech AG

BNTX

BNT211

Solid Tumors

Preclinical

Trial Data - Top-Line
Results

Phase I/II - Top-Line Results

BioNTech announced that the company expects a data
readout of its Phase I/II clinical trial of BNT211 in 2022.

BioMarin Pharmaceutical expects to file a New Drug
Application (NDA) with the U.S. Food and Drug
Administration (FDA) for vosoritide for the treatment of
achondroplasia in 2020.
BioMarin Pharmaceutical expects to file a Marketing
Authorisation Application (MAA) with the European
Medicines Agency (EMA) for vosoritide for the treatment of
achondroplasia in 2020.
BioMarin Pharmaceutical announced that they expect to
launch vosoritide for the treatment of achondroplasia in
2021 pending submission of global marketing applications
in 2020.
BioMarin Pharmaceutical announced that they expect to
launch vosoritide for the treatment of achondroplasia in
2021 pending submission of global marketing applications
in 2020.

Now-06/30/2020

bluebird bio

BLUE

Zynteglo

Thalassemia

BLA

Regulatory - Rolling
NDA/BLA Completion

Rolling BLA Filing Completion

bluebird bio has initiated the rolling BLA submission for
approval in the U.S. for Zynteglo and is engaged with the
FDA in discussions regarding the requirements and timing
of the various components of the rolling BLA submission.
Subject to these ongoing discussions the company is
currently planning to complete the BLA submission in the
first half of 2020.

07/01/2020-12/31/2020

bluebird bio

BLUE

Zynteglo

Thalassemia

BLA

Trial Data - Updated
Results

Phase III Northstar-2 Updated Results

bluebird plans to provide data from the Phase III HGB-207
and HGB-212 studies of Zynteglo in the second half of 2020.

07/01/2020-12/31/2020

bluebird bio

BLUE

Zynteglo

Thalassemia

BLA

Trial Data - Updated
Results

Phase III Northstar-3 Updated Results

bluebird plans to provide data from the Phase III HGB-207
and HGB-212 studies of Zynteglo in the second half of 2020.

07/01/2020-12/31/2020

bluebird bio

BLUE

Lenti-D

Adrenomyeloneuropathy (Adrenoleukodystrophy)
II/III

Trial Data - Updated
Results

Phase II/III ALD-102 - Updated bluebird plans to provide updated data from the Phase II/III
Results
ALD-102 study of Lenti-D in the second half of 2020.

07/01/2020-12/31/2020

bluebird bio

BLUE

Lenti-D

Adrenomyeloneuropathy (Adrenoleukodystrophy)
II/III

Regulatory - MAA
Submission (Europe)

MAA Filing

07/01/2020-12/31/2020

bluebird bio

BLUE

Zynteglo

Sickle Cell Anemia

I

Trial Data - Updated
Results

07/01/2020-12/31/2020

bluebird bio

BLUE

Zynteglo

Sickle Cell Anemia

I

Regulatory - Progress
Update

07/01/2020-12/31/2020

Boston Scientific Corporation
BSX

WATCHMAN FLX

Stroke Prevention in Atrial Fibrillation
Approved
(SPAF)

Trial Announcement Initiation

07/01/2020-12/31/2020

Boston Scientific Corporation
BSX

Lotus Valve

Cardiac Valve Surgery

Trial Announcement Initiation

Approved

bluebird plans to file for approval of Lenti-D for CALD in
Europe in the second half of 2020.
bluebird plans to provide data from its Phase I/II HGB-206
Phase I/II HGB-206 - Updated
study of LentiGlobin for sickle cell disease in the second half
Results
of 2020.
bluebird plans to provide a regulatory update on the
Regulatory Update
development of LentiGlobin for sickle cell disease in the
second half of 2020.
Boston Scientific announced the company plans to initiate
CHAMPION-AF - Trial to Start the CHAMPION-AF study. The company plans to begin
enrolling in the second half of 2020.
Boston Scientific announced the company plans to initiate a
LOTUS Mantra 29mm - Trial to
Mantra 29mm clinical study for the LOTUS Mantra in the
Start
second half of 2020.

Now-04/30/2020

BridgeBio Inc.

BBIO

Encaleret

Hypoparathyroidism

IND

Trial Announcement Initiation

Phase IIb - Trial to Start

Now-12/31/2020

BridgeBio Inc.

BBIO

Infigratinib

Achondroplasia

II

Trial Announcement Patient Enrollment
Completed

Phase II - Patient Enrollment
Completed

01/01/2021-12/31/2021

BridgeBio Inc.

BBIO

Infigratinib

Achondroplasia

II

Trial Data - Top-Line
Results

Phase II - Top-Line Results

BridgeBio Pharma completed the submission of an
Investigational New Drug (IND) application to the US Food
and Drug Administration in late 2019 to support initial
development of encaleret. A Phase IIb study of encaleret in
ADH1 is planned to initiate in early 2020 at the National
Institutes of Health (NIH) and expected to provide proof-ofconcept data in 2021.
BridgeBio has begun enrolling patients in the Phase II leadin study of infigratibib for achondroplasia. The Company
expects to complete enrollment of 40 patients in 2020 with
PoC clinical data in 2021.
BridgeBio has begun enrolling patients in the Phase II leadin study of infigratibib for achondroplasia. The Company
expects to complete enrollment of 40 patients in 2020 with
PoC clinical data in 2021.
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01/01/2021-12/31/2021

Company

BridgeBio Inc.

Symbol

BBIO

Drug

Encaleret

Indication

Hypoparathyroidism

Phase

IND

Expected Catalyst

Trial Data - Top-Line
Results

Catalyst Title

Analysis

Phase IIb - Top-Line Results

BridgeBio Pharma completed the submission of an
Investigational New Drug (IND) application to the US Food
and Drug Administration in late 2019 to support initial
development of encaleret. A Phase IIb study of encaleret in
ADH1 is planned to initiate in early 2020 at the National
Institutes of Health (NIH) and expected to provide proof-ofconcept data in 2021.

Phase I/II CheckMate 040 Updated Results at ASCO GI

BMS and Exelixis announced that they expect that results of
a cohort from the Phase I/II CheckMate 040 trial
investigating the safety and efficacy of nivolumab plus
cabozantinib with or without ipilimumab in patients with
advanced HCC will be presented at the ASCO
Gastrointestinal Cancers Symposium in January 2020.

Now-01/25/2020

Bristol-Myers Squibb Company
BMY

Opdivo

Trial Data - Updated
Hepatocellular (Liver) Cancer (HCC)
Approved
(Including Secondary Metastases)
Results

Now-06/30/2020

Bristol-Myers Squibb Company
BMY

ide-cel

Multiple Myeloma (MM)

III

Trial Data - Updated
Results

Phase I CRB-401 - Updated
Results

bluebird plans to provide updated data from its KarMMa
and CRB-401 studies of ide-cel in the first half of 2020.

Now-06/30/2020

Bristol-Myers Squibb Company
BMY

ide-cel

Multiple Myeloma (MM)

III

Trial Data - Updated
Results

Phase II KarMMa - Updated
Results

bluebird plans to provide updated data from its KarMMa
and CRB-401 studies of ide-cel in the first half of 2020.

07/01/2020-12/31/2020

Bristol-Myers Squibb Company
BMY

Opdivo

Melanoma

Approved

Trial Data - Updated
Results

Phase III - CheckMate-915
(Adjuvant) - Updated Results

01/01/2021-12/31/2021

Bristol-Myers Squibb Company
BMY

Lisocabtagene Maraleucel Diffuse Large B-Cell Lymphoma (DLBCL)
BLA - NHL

Trial Data - Top-Line
Results

Phase II - PILOT - Top-Line
Results

07/01/2020-12/31/2020

Cara Therapeutics, Inc.

Korsuva

Pruritus

Regulatory - Meeting
with FDA

Meeting with FDA

04/01/2020-09/30/2020

Clearside Biomedical, Inc. CLSD

CLS-AX

Wet Age-Related Macular Degeneration
Preclinical
(Wet AMD) (Ophthalmology)
Regulatory - IND Filing

07/01/2020-12/31/2020

Clovis Oncology, Inc.

CARA

CLVS

01/01/2021-12/31/2021

Clovis Oncology, Inc.

CLVS

12/01/2020-12/31/2020

Coherus BioSciences, Inc. CHRS

Rubraca

Prostate Cancer

III

NDA

II

Trial Announcement Patient Enrollment
Completed

Regulatory - sNDA/sBLA
Filing

IND Filing

Clearside Biomedical announced that the company plans to
submit an IND application of CLS-AX (suprachoroidal
axitinib) for the treatment of wet AMD mid-2020.

The Phase III TRITON3 comparative study is enrolling
patients with germline or somatic BRCA and ATM mutations
Phase III TRITON3 - Enrollment whose tumors have progressed on AR-targeted therapy and
Complete
who have not yet received chemo in the castrate-resistant
setting. Enrollment is expected to be completed in by the
end of 2020.
The Phase II LODESTAR tumor-agnostic basket study to
evaluate rucaparib in HRR genes across tumor types was
initiated in Q4 2019. The study is evaluating rucaparib as
monotherapy treatment in patients with recurrent solid
tumors associated with a deleterious HRR gene mutation.
This is a potentially registration-enabling study for a
targeted gene-and tumor-agnostic label with a potential
sNDA filing in 2021.

Rubraca

Solid Tumors

FYB201

Coherus lists that the Company filed with the FDA in
Regulatory December 2019 for a Lucentis biosimilar candidate licensed
PDUFA for 351(k) Filing - First
Wet Age-Related Macular Degeneration
BLA (Wet AMD) (Ophthalmology)
PDUFA/Approval Decision
by Bioeq in 2019. Based on a standard 12-month Biosimilar
Review
(US)
351(k) filing under PDUFA VI guidelines the PDUFA decision
should occur in December 2020.

IBI305

Regulatory - NDA/BLA
Non-Small Cell Lung Cancer (NSCLC)
Development Outside U.S.
Filing

sNDA Filing - HRR

09/01/2020-04/30/2021

Coherus BioSciences, Inc. CHRS

01/01/2021-12/31/2021

Coherus BioSciences, Inc. CHRS

01/01/2023-12/31/2023

Coherus BioSciences, Inc. CHRS

01/01/2023-12/31/2023

Coherus BioSciences, Inc. CHRS

01/01/2025-12/31/2025

Coherus BioSciences, Inc. CHRS

07/01/2020-12/31/2020

Compass Therapeutics

CTX-471

Solid Tumors

I

Trial Data - Other

Phase I/II Escalation/Expansion

10/01/2020-03/31/2021

Compass Therapeutics

CTX-8371

Cancer

Preclinical

Regulatory - IND Filing

IND Filing

09/01/2020-12/31/2020

Constellation Pharmaceuticals,
CNSTInc.

CPI-0610

Myelofibrosis (MF)

I/II

Progress Update Development Review

Program Update

Now-06/30/2020

Crinetics Pharmaceuticals, Inc.
CRNX

CRN01941

Neuroendocrine Tumors (NET) I

10/01/2020-12/31/2020

Crinetics Pharmaceuticals, Inc.
CRNX

ACTH Antagonist (Crinetics)Cushing's Syndrome

10/01/2020-12/31/2020

Crinetics Pharmaceuticals, Inc.
CRNX

Now-12/31/2020

CSL Limited

04/01/2020-09/30/2020

Cyclerion Therapeutics, Inc.CYCN

CSL:AU

Bristol-Myers Squibb expects updated results of its Phase III
CheckMate-915 trial of Opdivo in combination with Yerboy
in the second half of 2020.
Bristol-Myers Squibb expects top-line data readout of its
Phase II PILOT clinical trial in 2021.
Cara announced they plan to have an End-of-Phase II
meeting with the FDA in regards to oral Korsuva in the
second half of 2020.

Trial Announcement Biosimilar Aflibercept (Coherus)
Wet Age-Related Macular Degeneration
Preclinical
(Wet AMD) (Ophthalmology)
Initiation
Progress Update Biosimilar Adalimumab (Coherus)
Psoriasis
III
Product Launch (U.S.)
Progress Update Biosimilar Adalimumab (Coherus)
Rheumatoid Arthritis (RA)
III
Product Launch (U.S.)
Progress Update Biosimilar Aflibercept (Coherus)
Wet Age-Related Macular Degeneration
Preclinical
(Wet AMD) (Ophthalmology)
Product Launch (U.S.)

Progress Update Development Review

BLA Filing

Phase III - Trial to Start
Product Launch (U.S.)
Product Launch (U.S.)
Product Launch (U.S.)

Coherus BioSciences plans to file a Biologics License
Application (BLA) for Innovent’s biosimilar candidate to
Avastin with the U.S. Food and Drug Administration (FDA)
in late 2020 or early 2021 depending on FDA interaction
timing and to launch directly upon approval.
Coherus lists that a Phase III study of CHS-2020 (Eylea
biosimilar) is anticipated to initiate in 2021.
Coherus BioSciences is planning to launch CHS-1420
(Humira biosimilar) in 2023 pending FDA approval.
Coherus BioSciences is planning to launch CHS-1420
(Humira biosimilar) in 2023 pending FDA approval.
Coherus lists that they plan to launch CHS-2020 (Eylea
biosimilar) in 2025.
Compass expects to complete dose escalation of CTX-471 in
the Phase I study and initiate the Phase Ib/IIa cohort
expansion in the second half of 2020. They will identify and
confirm biomarkers of activity for CTX-471 to inform
registration strategy.
An IND filing is expected for CTX-8371 late in 2020 or early
in 2021.
Constellation Pharmaceuticals announced that they expect
to provide a program update on CPI-0610 that includes
translational and mechanistic data in late 2020.

Crinetics announced that the Company will provide
Development Strategy Review guidance on the NETs development strategy in the first half
of 2020.
Crinetics announced that the ACTH antagonist lead
compound is now in preclinical development. The Company
Phase I - Trial to Start
expects to advance this compound to Phase I studies by
year-end 2020.

Preclinical

Trial Announcement Initiation

SST 5 Agonist (Crinetics)

Hyperinsulinemia/Hypoglycemia Preclinical

Trial Announcement Initiation

Phase I - Trial to Start

CSL730

Autoimmune Disorders

I

Trial Announcement Initiation

Phase I - SC formulation - Trial Momenta Pharmaceuticals expects to initiate a Phase I trial
to start
of the subcutaneous formulation of M230 in 2020.

IW-6463

Neurology - Other

Trial Data - Updated
Development Outside U.S.
Results

Phase I - Updated Results

Crinetics announced that their sst5 agonist lead compound
is now in preclinical development. The Company expects to
advance this program to Phase I trials by year-end 2020.

A translational pharmacology study in approximately 24
elderly subjects is ongoing. This study will evaluate safety
PK and measures of CNS pharmacological activity including
cerebral blood flow by MRI and additional translational
measures. Topline study results are expected in mid-2020.
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Company

Symbol

Drug

Olinciguat

Indication

Sickle Cell Anemia

Phase

II

Expected Catalyst

Catalyst Title

Trial Announcement Trial Completion

Phase II - STRONG-SCD - Trial
Completion

Now-12/31/2020

Cyclerion Therapeutics, Inc.CYCN

07/01/2020-12/31/2020

Daewoong Pharmaceutical 069620:KS
Company Ltd.DWN-12088

Idiopathic Pulmonary Fibrosis (IPF)
Preclinical

Trial Announcement Trial Completion

Phase I - Trial Completion

10/01/2020-12/31/2020

Daewoong Pharmaceutical 069620:KS
Company Ltd.DWP-212525

Autoimmune Disorders

Preclinical

Trial Announcement Initiation

Phase I - Trial to Start

01/01/2021-06/30/2021

Daewoong Pharmaceutical 069620:KS
Company Ltd.DWN-12088

Idiopathic Pulmonary Fibrosis (IPF)
Preclinical

Regulatory - IND Filing

IND Filing (Phase II)

05/29/2020-06/02/2020

Daiichi Sankyo Co., Ltd.

DSKYF

Enhertu

Gastric Cancer

07/01/2020-12/31/2020

Daiichi Sankyo Co., Ltd.

DSKYF

DS-1062

Non-Small Cell Lung Cancer (NSCLC)
I

Analysis

Cyclerion Therapeutics announced that the company
expects to complete it Phase II trial of olinciguat for the
treatment of sickle cell disease during 2020.
Daewoong Pharmaceutical announced that the Phase I
study of DWN-12088 is expected to complete in the second
half of 2020.
Daewoong Pharmaceutical announced that the Phase I
study of DWP-212525 is expected to start in the fourth
quarter of 2020.
Daewoong Pharmaceutical announced that the Phase II IND
initiation of DWN-12088 is expected in the first half of
2021.

Phase II DESTINY-Gastric01 Updated Results at ASCO

Daiichi Sankyo plans to present updated results from the
Phase II DESTINY-Gastric01 trial of trastuzumab deruxtecan
in advanced/refractory metastatic HER2+ gastric cancer at
ASCO 2020 taking place May 29 to June 2 2020.

Trial Announcement Initiation

Phase II - Study to Start

Daiichi Sankyo anticipates to initiate a monotherapy Phase
II study of DS-1062 in late line NSCLC as soon as the second
half of 2020.

Phase II - Studies to Start
(Colorectal and Prostate
Cancers)

Daiichi Sankyo announced that they plan to independently
develop U3-1402 with a combination with osimertinib to be
pursued. Phase II studies in colorectal and prostate cancers
are planned. We await an update on the initiation of these
studies through 2020.

Trial Data - Updated
Development Outside U.S.
Results

Now-12/31/2020

Daiichi Sankyo Co., Ltd.

DSKYF

U3-1402

Non-Small Cell Lung Cancer (NSCLC)
I

Trial Announcement Initiation

07/01/2020-12/31/2020

Daiichi Sankyo Co., Ltd.

DSKYF

Injectafer

Anemia

Approved

Trial Data - Top-Line
Results

Phase IV AFFIRM-AHF - TopLine Results

Vifor plans to read out data from its Phase IV AFFIRM-AHF
study of Ferinject in the second half of 2020.

Now-12/31/2020

Daiichi Sankyo Co., Ltd.

DSKYF

Injectafer

Anemia

Approved

Progress Update Product Launch (Japan)

Product Launch (Japan)

Vifor plans to launch Ferinject in Japan in 2020.

Approved

Progress Update Product Launch
(Emerging Markets)

Product Launch (China)

Vifor plans to launch Ferinject in China in 2020.

General Electric Life Sciences
Divestment to Danaher

Danaher announced that it has signed an agreement to sell
its label-free biomolecular characterization
chromatography hardware and resins and microcarriers
and particle validation standards businesses to Sartorius for
approximately $750 million. Danaher entered into the
agreement to sell these businesses as a step towards
obtaining regulatory approval for its pending acquisition of
the GE Biopharma business and the closing of the Sartorius
agreement is conditioned upon Danaher's closing its
acquisition of the GE Biopharma business. Danaher expects
closing of the transaction in the first quarter of 2020.

01/01/2021-12/31/2021

Daiichi Sankyo Co., Ltd.

Now-03/31/2020

Danaher Corp.

Now-12/31/2020

Debiopharm S.A.

07/01/2020-07/31/2020

DSKYF

Injectafer

Anemia

Company Divestment/Spinoff

DHR

Deciphera Pharmaceuticals,DCPH
Inc.

Trelstar

Ripretinib

Endometriosis

Trial Data - Top-Line
Approved in other than U.S./E.U.
Results

Gastrointestinal Stromal Tumor (GIST)
NDA

Regulatory - Approval
(Australia/New Zealand)

Ipsen announced the company expects top-line results from
Phase III 3M (China) - Top-Line
the Phase III 3M endometriosis trial of decapeptyl in China
Results
in 2020.

Approval Decision (Australia)

Deciphera announced that a marketing application has
been submitted for ripretinib for the treatment of advanced
GIST to the Australian Therapeutic Goods Administration
(TGA) via the U.S. Food and Drug Administration’s (FDA)
Project Orbis Pilot Program. The marketing application has
received priority review designation. Under TGA's priority
review pathway a targeted timeframe of 150 working days
for scientific evaluation is set. Based on an internal analysis
of the accelerated Australian approval procedure we
estimate an approval decision for this drug for this
indication will be granted in July 2020.

Deciphera announced that a New Drug Submission (NDS)
has been submitted for ripretinib for the treatment of
advanced GIST to Health Canada via the U.S. Food and Drug
Administration’s (FDA) Project Orbis Pilot Program. The
marketing application has received priority review
designation. Health Canada's Priority Review status
provides an accelerated 6-month review target for the NDS.
Based on an internal analysis of the accelerated Canadian
approval procedure we estimate an approval decision for
this drug for this indication will be granted in July 2020.

07/01/2020-07/31/2020

Deciphera Pharmaceuticals,DCPH
Inc.

Ripretinib

Gastrointestinal Stromal Tumor (GIST)
NDA

Regulatory - Approval
(Canada)

Approval Decision (Canada)

07/01/2020-12/31/2020

Deciphera Pharmaceuticals,DCPH
Inc.

Rebastinib

Solid Tumors

I/II

Trial Data - Updated
Results

Phase Ib/II w/Paclitaxel Updated Results

07/01/2020-12/31/2020

Deciphera Pharmaceuticals,DCPH
Inc.

Rebastinib

Solid Tumors

I/II

Trial Data - Top-Line
Results

Phase Ib/II w/Carboplatin Top-Line Results

07/01/2020-12/31/2020

Deciphera Pharmaceuticals,DCPH
Inc.

DCC-3014

Solid Tumors

I

Trial Data - Updated
Results

Phase I - Updated Results

07/01/2020-12/31/2020

Deciphera Pharmaceuticals,DCPH
Inc.

DCC-3014

Solid Tumors

I

Trial Data - Other

Phase I - Expansion Cohort to
Start

Now-12/31/2020

Deciphera Pharmaceuticals,DCPH
Inc.

Ripretinib

Gastrointestinal Stromal Tumor (GIST)
NDA

Regulatory - Filing for
Approval (Emerging
Markets)

Filing for Approval (China)

Zai Lab announced that the company will seek potential
accelerated approval pathway for ripretinib in China ahead
of the PDUFA action date in 2020.

Now-12/31/2020

Deciphera Pharmaceuticals,DCPH
Inc.

Ripretinib

Gastrointestinal Stromal Tumor (GIST)
NDA

Trial Announcement Initiation

Clinical Trial to Start (2L;
China)

Zai Lab anticipates initiating a 2L GIST trial of ripretinib in
China in 2020.

Now-12/31/2020

Deciphera Pharmaceuticals,DCPH
Inc.

Ripretinib

Gastrointestinal Stromal Tumor (GIST)
NDA

Progress Update Product Launch (U.S.)

Product Launch (U.S.)

Deciphera expects a commercial launch of ripretinib for the
treatment of patients with advanced GIST in 2020.

07/01/2020-12/31/2020

Deciphera Pharmaceuticals,DCPH
Inc.

Ripretinib

Gastrointestinal Stromal Tumor (GIST)
NDA

Regulatory - MAA
Submission (Europe)

MAA Submission (Europe)

Deciphera expects to submit a marketing authorization
application (MAA) of ripretinib for the treatment of patients
with advanced GIST to the EMA in the second half of 2020.

Deciphera expects to present data from the Phase Ib/II
study of rebastinib in combination with paclitaxel in the
second half of 2020.
Deciphera expects to present data from the Phase Ib/II
study of rebastinib in combination with carboplatin in the
second half of 2020.
Deciphera expects to present Phase I study data of DCC3014 for the treatment of tenosynovial giant cell tumor
(TGCT) in the second half of 2020.
Deciphera expects to select the Phase II dose for
tenosynovial giant cell tumor (TGCT) patients and open
expansion cohort for the study of DCC-3014.
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Expected Date Range

Company

Symbol

Drug

Indication

Phase

Expected Catalyst

07/01/2020-12/31/2020

Deciphera Pharmaceuticals,DCPH
Inc.

Ripretinib

Gastrointestinal Stromal Tumor (GIST)
NDA

Trial Announcement Patient Enrollment
Completed

07/01/2020-12/31/2020

Deciphera Pharmaceuticals,DCPH
Inc.

Ripretinib

Gastrointestinal Stromal Tumor (GIST)
NDA

Trial Data - Updated
Results

Catalyst Title

Analysis

Phase III INTRIGUE Enrollment Completion

Deciphera expects to complete enrollment in the Phase III
INTRIGUE study of ripretinib for the treatment of patients
with advanced GIST in the second half of 2020.

Phase I - Updated Results

Deciphera expects to present Phase I study expansion data
of ripretinib for the treatment of advanced GIST in the
second half of 2020.

Phase I - Trial to Start

Denali submitted a CTA in early December 2019 for DNL343
a small molecule brain-penetrant activator of EIF2B. The
CTA cleared in January 2020 and Denali plans to initiate a
Phase I clinical trial for DNL343 in healthy volunteers with
results expected in late 2020. As such we await an
announcement on initiation in the time frame above.

Now-06/30/2020

Denali Therapeutics Inc.

DNLI

DNL343

Trial Announcement Amyotrophic Lateral Sclerosis (ALS)
Development Outside U.S.
Initiation

04/01/2020-09/30/2020

Denali Therapeutics Inc.

DNLI

DNL151

Parkinson's Disease (PD)

I

Trial Announcement Trial Completion

Phase I - Trial Completion

Denali announced the Company expects to complete the
Phase I HV and Phase Ib trials of DNL151 for the treatment
Parkinson's Disease in mid-2020.

04/01/2020-09/30/2020

Denali Therapeutics Inc.

DNLI

DNL151

Parkinson's Disease (PD)

I

Trial Announcement Trial Completion

Phase Ib - Trial Completion

Denali announced the Company expects to complete the
Phase I HV and Phase Ib trials of DNL151 for the treatment
Parkinson's Disease in mid-2020.

04/01/2020-09/30/2020

Denali Therapeutics Inc.

DNLI

DNL151

Parkinson's Disease (PD)

I

Trial Announcement Initiation

Phase II/III - Trial to Start

04/01/2020-09/30/2020

Denali Therapeutics Inc.

DNLI

DNL201

Parkinson's Disease (PD)

I

Trial Announcement Initiation

Phase II/III - Trial to Start

DNL310

Trial Data - Top-Line
Mucopolysaccharidosis II (MPS II;IND
Hunter Syndrome)
Results

10/01/2020-12/31/2020

Denali Therapeutics Inc.

DNLI

09/01/2020-12/31/2020

Denali Therapeutics Inc.

DNLI

DNL343

Trial Data - Top-Line
Amyotrophic Lateral Sclerosis (ALS)
Development Outside U.S.
Results

01/01/2023-12/31/2023

Dermira Inc.

DERM

Lebrikizumab

Atopic Dermatitis (Eczema)

Now-03/31/2020

Eagle Pharmaceuticals, Inc.EGRX

Pemfexy

01/01/2022-03/31/2022

Eagle Pharmaceuticals, Inc.EGRX

Now-12/31/2020

Editas Medicine

Now-03/31/2020

Denali intends to select either DNL201 or DNL151 in mid2020 to advance into Phase II/III clinical trials in patients
with Parkinson’s disease.
Denali intends to select either DNL201 or DNL151 in mid2020 to advance into Phase II/III clinical trials in patients
with Parkinson’s disease.

Phase I/II - Top-Line Results

Denali announced that it submitted an IND for DNL310 for
Hunter syndrome. If Denali receives clearance of the IND it
intends to initiate a Phase I/II clinical trial of DNL310 in
patients with Hunter syndrome in the first half of 2020 with
interim PoC readout expected late 2020.

Phase I - Top-Line Results

Denali submitted a CTA in early December 2019 for DNL343
a small molecule brain-penetrant activator of EIF2B. The
CTA cleared in January 2020 and Denali plans to initiate a
Phase I clinical trial for DNL343 in healthy volunteers with
results expected in late 2020.

Progress Update Product Launch (Europe)
Product Launch (Europe)

Almirall announced that the company anticipates the
launching of lebrikizumab in Europe in 2023.

Non-Small Cell Lung Cancer (NSCLC)
Approved

Regulatory PDUFA/Approval Decision Final U.S. Approval
(US)

Eagle expects to receive final approval of Pemfexy in the
first quarter of 2020.

Pemfexy

Non-Small Cell Lung Cancer (NSCLC)
Approved

Progress Update Product Launch (U.S.)

Product Launch (U.S.)

Eagle plans to launch Pemfexy following final approval in
the U.S. expected in Q1 2020 in the first quarter of 2022.

EDIT-301

Sickle Cell Anemia

Regulatory - IND Filing

IND Filing

Enanta Pharmaceuticals, Inc.
ENTA

EDP-514

Hepatitis B (HBV) Treatment (Antiviral)
I

Trial Announcement Other

Phase Ia/Ib - Trial to Start
(Part 2)

10/01/2020-12/31/2020

Enanta Pharmaceuticals, Inc.
ENTA

EDP-938

Respiratory Syncytial Virus (RSV) IIb

Trial Announcement Initiation

Phase II - Trial to Start
(Pediatric)

Enanta reported that an additional Phase II RSV studies of
EDP-938 in pediatric patients and adult transplant patients
are targeted to begin in the fourth quarter of 2020.

10/01/2020-12/31/2020

Enanta Pharmaceuticals, Inc.
ENTA

EDP-938

Respiratory Syncytial Virus (RSV) IIb

Trial Announcement Initiation

Phase II - Trial to Start (Adult
Transplant)

Enanta reported that an additional Phase II RSV studies of
EDP-938 in pediatric patients and adult transplant patients
are targeted to begin in the fourth quarter of 2020.

07/01/2020-09/30/2020

Endologix, Inc.

ELGX

Nellix Endovascular Aneurysm
Aortic
Sealing
Aneurysm
System

PMA

Regulatory - PMA Filing

PMA Filing - Nellix 3.5

Endologix announced it expects to initiate PMA submission
to the U.S. Food and Drug Administration (FDA) for its Nellix
system in the third quarter of 2020.

01/01/2021-12/31/2021

Endologix, Inc.

ELGX

Ovation Alto System

Aortic Aneurysm

PMA

Regulatory - Approval
Decision (Emerging
Markets)

Approval Decision (Latin
America)

Endologix announced it plans to receive an approval
decision in Latin America for its Alto device in 2021.

10/01/2020-12/31/2021

Endologix, Inc.

ELGX

Ovation Alto System

Aortic Aneurysm

PMA

Trial Announcement Initiation

Alto-led RCT Trial to Start

Endologix reported that it plans on enrolling patients for
the global Alto RCT trial between late 2020 and 2021.

01/01/2022-12/31/2022

Endologix, Inc.

ELGX

Nellix Endovascular Aneurysm
Aortic
Sealing
Aneurysm
System

PMA

Progress Update Product Relaunch

Product Relaunch (Europe)

Endologix announced that a Nellix product relaunch in
Europe is expected in 2022 after the PMA approval decision
from the U.S. Food and Drug Administration (FDA) between
late 2021 and early 2022.

04/01/2020-06/30/2020

Esperion Therapeutics, Inc.ESPR

ETC-1002

Dyslipidemia / Hypercholesterolemia
NDA

Progress Update Product Launch (EU)
Product Launch (Europe)

Esperion announced that the company expects to launch
bempedoic acid in the EU in the second quarter of 2020.

04/01/2020-06/30/2020

Esperion Therapeutics, Inc.ESPR

ETC-1002/Ezetimibe FDC Dyslipidemia / Hypercholesterolemia
NDA

Progress Update Product Launch (EU)
Product Launch (Europe)

Esperion announced that the company expects to launch
bempedoic acid/ezetimibe FDC in the EU in the second
quarter of 2020.

Now-12/31/2020

Evolus, Inc.

EOLS

Jeuveau

Wrinkles

Approved

Regulatory - Filing for
Filing for Approval (New
Approval (Australia/New
Zealand)
Zealand)

Daewoong Pharmaceutical announced that a Medsafe
submission is planned for Jeuveau in 2020.

Now-12/31/2020

Evolus, Inc.

EOLS

Jeuveau

Wrinkles

Approved

Regulatory - Filing for
Approval (Australia/New Filing for Approval (Australia)
Zealand)

Daewoong Pharmaceutical announced that a Therapeutic
Goods Administration (TGA) submission is planned for
Jeuveau in 2020.

4/8/2020

Evotec SE

EVTCY

Company - Analyst/R&D
Update

R&D Day

Now-06/30/2020

Exelixis, Inc.

EXEL

Trial Announcement Other

Phase III COSMIC-311 - First
100 Patients Enrolled

Evotec announced that they will host an R&D day on April 8
2020.
Exelixis announced that in the first half of 2020 the
company anticipates completing enrollment of the first 100
patients in this Phase III pivotal trial evaluating cabozantinib
versus placebo in patients with radioactive iodinerefractory differentiated thyroid cancer who have
progressed after up to two VEGF receptor-targeted
therapies.

EDIT

Cabometyx / Cometriq

Thyroid Cancer

III

Preclinical

Approved

Editas announced that an IND for EDIT-301 will be filed by
the end of 2020.
Enanta expects to initiate Part 2 of the Phase Ia/Ib study of
EDP-514 in NUC-suppressed patients in the first quarter of
2020.
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Now-06/30/2020

Exelixis, Inc.

EXEL

Cabometyx / Cometriq

Trial Announcement Hepatocellular (Liver) Cancer (HCC)
Approved
(Including Secondary
Metastases)
Patient
Enrollment
Completed

07/01/2020-12/31/2020

Exelixis, Inc.

EXEL

Cabometyx / Cometriq

Thyroid Cancer

07/01/2020-12/31/2020

Now-12/31/2020

Exelixis, Inc.

Exelixis, Inc.

EXEL

EXEL

Cabometyx / Cometriq

Cabometyx / Cometriq

Thyroid Cancer

Solid Tumors

Approved

Trial Data - Top-Line
Results

Trial Data - Top-Line
Results

Phase III COSMIC-311 - TopLine Results

II

Trial Data - Updated
Results

Phase Ib COSMIC-021 Updated Results

Exelixis announced that the company expects to report
data from the non-small cell lung cancer (NSCLC) cohort of
COSMIC-021 the Phase Ib trial evaluating cabozantinib in
combination with atezolizumab in patients with locally
advanced or metastatic tumors when data have matured
and at the appropriate time in 2020.

Phase III COSMIC-312 - TopLine Results

Exelixis announced that the company expects to conduct
the analysis for the co-primary endpoint of PFS and an
interim analysis for overall survival (OS) for this Phase III
pivotal trial evaluating cabozantinib in combination with
atezolizumab versus sorafenib in previously untreated
advanced hepatocellular carcinoma (HCC). The analyses are
event-driven and may occur as early as in the second half of
2020.

EXEL

Cabometyx / Cometriq

Trial Data - Top-Line
Hepatocellular (Liver) Cancer (HCC)
Approved
(Including Secondary Metastases)
Results

Now-12/31/2020

Exelixis, Inc.

EXEL

XL092

Solid Tumors

EXEL

Cabometyx / Cometriq

Renal Cell Cancer (RCC)

Exelixis announced that the PFS results for the medullary
Phase IV EXAMINER - Top-Line thyroid cancer EXAMINER trial which compares the 140 mg
Results
capsule formulation with the 60 mg tablet formulation of
cabozantinib are expected in H2 2020.

Approved

Exelixis, Inc.

Exelixis, Inc.

Analysis

Exelixis announced that the company expects to complete
enrollment of this Phase III pivotal trial evaluating
Phase III COSMIC-312 - Patient
cabozantinib in combination with atezolizumab versus
Enrollment Completed
sorafenib in previously untreated advanced hepatocellular
carcinoma (HCC) in the first half of 2020.

Exelixis announced that in the first half of 2020 the
company anticipates completing enrollment of the first 100
patients in this Phase III pivotal trial evaluating cabozantinib
versus placebo in patients with radioactive iodinerefractory differentiated thyroid cancer who have
progressed after up to two VEGF receptor-targeted
therapies. As planned Exelixis expects to conduct an interim
analysis in these first 100 patients for the co-primary
endpoints of objective response rate and progression-free
survival (PFS) and reach total enrollment of 300 patients in
the second half of 2020.

07/01/2020-12/31/2020

01/01/2021-04/30/2021

Catalyst Title

I

Trial Announcement Other

Exelixis announced that the dose escalation Phase I trial for
Phase I - Additional Cohorts to XL092 is ongoing and Exelixis anticipates that dose
Enroll
expansion cohorts and potential combination cohorts with
ICIs will begin to enroll in 2020.

Approved

Trial Announcement Patient Enrollment
Completed

Exelixis announced that the company expects to complete
enrollment for COSMIC-313 the Phase III pivotal trial
evaluating the triplet combination of cabozantinib
Phase III COSMIC-313 - Patient
nivolumab and ipilimumab versus the combination of
Enrollment Completed
nivolumab and ipilimumab in patients with previously
untreated advanced intermediate- or poor-risk RCC in early
2021.

Cabometyx / Cometriq

Renal Cell Cancer (RCC)

Approved

Trial Data - Top-Line
Results

Phase III COSMIC-313 - TopLine Results

Exelixis announced that the company expects to complete
enrollment for COSMIC-313 the Phase III pivotal trial
evaluating the triplet combination of cabozantinib
nivolumab and ipilimumab versus the combination of
nivolumab and ipilimumab in patients with previously
untreated advanced intermediate- or poor-risk RCC in early
2021 and to report top-line results of the event-driven
analyses in H2 2021.

Five Prime Therapeutics, Inc.
FPRX

Bemarituzumab

Gastric Cancer

III

Trial Data - Updated
Results

Phase III FIGHT - Updated
Results

Five Prime announced they anticipate interim data from a
futility analysis of their Phase III FIGHT study in mid-2020.

04/01/2020-09/30/2020

Five Prime Therapeutics, Inc.
FPRX

FPA150

Solid Tumors

I

Trial Data - Updated
Results

Phase Ia/Ib - Updated Results

Five Prime announced they expect Phase I initial FPA150
monotherapy and combination data in mid-2020.

09/01/2020-12/31/2020

Five Prime Therapeutics, Inc.
FPRX

FPT155

Solid Tumors

I

Trial Data - Updated
Results

Phase Ia/Ib - Updated Results

Five Prime announced they expect early Phase I data for
FPT155 in late 2020.

07/01/2020-12/31/2020

G1 Therapeutics, Inc.

GTHX

G1T48

Breast Cancer

I/II

Trial Data - Updated
Results

Phase I/II - Updated Results

G1 Therapeutics expects to disclose additional data update
in the second half of 2020 for the Phase I/II trial of G1T48.

07/01/2020-12/31/2020

G1 Therapeutics, Inc.

GTHX

Trilaciclib

Breast Cancer

II

Trial Data - Updated
Results

Phase II - Updated Results
(OS)

G1 Therapeutics expects updated OS data from the Phase II
mTNBC trial of trilaciclib in the second half of 2020.

07/01/2020-12/31/2020

G1 Therapeutics, Inc.

GTHX

Lerociclib

Breast Cancer

I/II

Trial Data - Updated
Results

Phase I/II - Updated Results

G1 Therapeutics expects updated data from the Phase I/II
study of lerociclib in the second half of 2020.

Now-12/31/2020

Galapagos NV

GLPG

GLPG1690

Idiopathic Pulmonary Fibrosis (IPF)
III

Now-12/31/2020

Galapagos NV

GLPG

GLPG1690

Idiopathic Pulmonary Fibrosis (IPF)
III

10/01/2020-12/31/2020

Galapagos NV

GLPG

GLPG3312

Ulcerative Colitis (UC)

07/01/2020-12/31/2020

Galapagos NV

GLPG

GLPG1205

Idiopathic Pulmonary Fibrosis (IPF)
II

Now-12/31/2020

Galapagos NV

GLPG

GLPG4399

Inflammatory Disorders

01/01/2021-03/31/2021

Galapagos NV

GLPG

GLPG1690

Idiopathic Pulmonary Fibrosis (IPF)
III

01/01/2021-03/31/2021

Galapagos NV

GLPG

GLPG1690

Idiopathic Pulmonary Fibrosis (IPF)
III

07/01/2021-12/31/2021

Exelixis, Inc.

04/01/2020-09/30/2020

EXEL

I

Preclinical

Trial Announcement Patient Enrollment
Completed
Trial Announcement Patient Enrollment
Completed
Trial Data - Top-Line
Results
Trial Data - Top-Line
Results
Trial Announcement Initiation
Trial Data - Top-Line
Results
Trial Data - Top-Line
Results

Galapagos reported that patient enrollment of the Phase III
ISABELA studies of GLPG1690 in IPF is expected to complete
by the end of 2020.
Galapagos reported that patient enrollment of the Phase III
Phase III ISABELA 2 - Patient
ISABELA studies of GLPG1690 in IPF is expected to complete
Enrollment Completed
by the end of 2020.
Galapagos expects results from the Phase II study of
Phase II - Top-Line Results
GLPG3312 in UC in year end 2020.
Galapagos reported that top-line results of the Phase II
Phase II PINTA - Top-Line
PINTA study of GLPG1205 in IPF is expected in the second
Results
half of 2020.
Galapagos plans to initiate clinical studies of GLPG4399 in
Clinical Trial to Start
inflammatory disorders in 2020.
Phase III ISABELA 1 - Top-Line Gileads anticipates Phase III futility analysis data for GLPGResults
1690 in the first quarter of 2021.
Phase III ISABELA 2 - Top-Line Gileads anticipates Phase III futility analysis data for GLPGResults
1690 in the first quarter of 2021.
Phase III ISABELA 1 - Patient
Enrollment Completed
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06/01/2020-11/30/2020

08/01/2020-01/31/2021

Company

Symbol

Galderma S.A.

Drug

Dysport

Galderma S.A.

Dysport

Indication

Wrinkles

Wrinkles

Phase

Approved

Approved

Expected Catalyst

Regulatory - CHMP
(European Panel)
Supplemental Filing
Results

Regulatory Supplemental Approval
(Europe)

Catalyst Title

Analysis

Supplemental CHMP Opinion

Ipsen lists the company expects a European regulatory
decision for the Dysport solution for the treatment of
glabellar lines in 2020. As such we are assuming a
supplemental application has been filed. Based on an
internal analysis of the centralized European approval
procedure we estimate the European marketing
authorization for this drug for this indication will be granted
in approximately 7-12 months. As the approval decision is
normally issued 67 days from adoption of a positive
Committee for Medicinal Products for Human Use (CHMP)
opinion we then estimate the CHMP opinion to occur
between June 2020 and November 2020.

Supplemental Approval
(Europe)

Ipsen lists the company expects a European regulatory
decision for the Dysport solution for the treatment of
glabellar lines in 2020. As such we are assuming a
supplemental application has been filed. Based on an
internal analysis of the centralized European approval
procedure we estimate the European marketing
authorization for this drug for this indication will be granted
in approximately 7-12 months.

01/01/2021-01/31/2022

Galderma S.A.

Dysport

Wrinkles

Approved

Regulatory - Approval
Decision (Emerging
Markets)

Approval Decision (China)

Ipsen announced the company is pending registration for
Somatuline in China for acromegaly as well as Dysport for
glabellar lines in China on July 25 2019. As Ipsen lists the
company is expecting a regulatory decision in China for
Dysport for the treatment of glabellar lines we assume the
application has been filed. Based on an internal analysis of
the Chinese approval procedure we estimate an approval
decision for this drug for this indication will be granted in
approximately 1 to 2 years.

Now-06/30/2020

GeneTx Biotherapeutics LLC

GTX-102 (GeneTx)

Angelman Syndrome

IND

Trial Announcement Initiation

Phase I/II - Trial to Start

Ultragenyx announced the Company plans to initiate a
Phase I/II trial of GTX-102 for the treatment of Angelman
Syndrome in the first half of 2020.

Now-06/30/2020

Genmab A/S

GMAB

GEN3009

Cancer

IND

Trial Announcement Initiation

Clinical Trials to Start

Genmab announced clinical trials of GEN3009 for the
treatment of cancer will begin in the upcoming months. As
such we await an update in the time frame listed above.

07/01/2020-12/31/2020

Genmab A/S

GMAB

HuMax-AXL ADC

Solid Tumors

I/II

Trial Data - Updated
Results

Phase I/II - 01 - Updated
Results

Genmab announced expansion cohorts of a Phase I/II trial
of enapotamab vedotin in solid tumors are recruiting with a
data readout expected in the second half of 2020.

Now-06/30/2020

Gilead Sciences, Inc.

GILD

GS-6207

HIV / AIDS

II/III

Trial Announcement Initiation

Phase I PrEP - Trial to Start

Gilead announced a Phase I trial of their capsid inhibitor for
the treatment of PrEP HIV is expected to initiate in the first
half of 2020.

07/01/2020-12/31/2020

Gilead Sciences, Inc.

GILD

Filgotinib

Ulcerative Colitis (UC)

III

Phase II MANTA - Patient
Enrollment Complete

Gilead expects MANTA/MANTA-RAy enrollment completion
to occur in the second half of 2020.

01/01/2021-12/31/2021

Gilead Sciences, Inc.

GILD

Yescarta

Diffuse Large B-Cell Lymphoma (DLBCL)
Approved
- NHL

Phase II ZUMA-12 - Top-Line
Results

01/01/2021-12/31/2021

Gilead Sciences, Inc.

GILD

Yescarta

Diffuse Large B-Cell Lymphoma (DLBCL)
Approved
- NHL

Gilead anticipates top-line data from the Phase II 1L DLBCL
study for Axi-cel in 2021.
Gilead expects to file for approval of Axi-cel in 2L DLBCL in
2021

01/01/2021-12/31/2021

Gilead Sciences, Inc.

GILD

Filgotinib

Ulcerative Colitis (UC)

01/01/2021-12/31/2021

Gilead Sciences, Inc.

GILD

04/01/2020-04/30/2020

GlaxoSmithKline plc

Now-12/31/2020

GlaxoSmithKline plc

Trial Announcement Patient Enrollment
Completed
Trial Data - Top-Line
Results
Regulatory - NDA/BLA
Filing

BLA Filing

Regulatory - sNDA/sBLA
Filing

sNDA Filing

HBV ARCUS Program (Gilead/Precision
Hepatitis B (HBV)
Biosciences)
Treatment (Antiviral)
Preclinical

Regulatory - IND Filing

IND Filing

GSK

Trelegy Ellipta

Chronic Obstructive Pulmonary Disease
Approved
(COPD)

Regulatory - PDUFA for
sNDA/sBLA

GSK

Belantamab Mafodotin

Multiple Myeloma (MM)

BLA

Trial Data - Top-Line
Results

BLA

Progress Update Product Launch (U.S.)

III

Galapagos announced that the company is ready to launch
filgotinib in ulcerative colitis in 2021 after the launch in
rheumatoid arthirtis in 2020. As such we await an update
on the supplemental NDA filing in the time frame above.

Precision BioSciences plans to file an investigational new
drug (IND) application for its chronic hepatitis B candidate
in 2021.
Theravance announced that GSK filed a sNDA for Trelegy
Ellipta in the second quarter of 2019 for mortality benefit
compared with Anoro in patients with COPD. Based on a
PDUFA for sNDA - First Review
standard 10-month supplemental NDA filing under PDUFA
VI guidelines the PDUFA decision should occur in April
2020.
Phase I/II DREAMM-4 - TopLine Results

GlaxoSmithKline announced that they expect proof-ofconcept data from the Phase I/II DREAMM-4 study
evaluating belantamab mafodotin in combination with a PD1 in multiple myeloma in 2020.

Product Launch (U.S.)

GlaxoSmithKline announced that they expect to launch
belantamab mafodotin for the treatment of
relapsed/refractory multiple myeloma in the first half of
2020. As the PDUFA decision is expected in August 2020 we
expect the product launch in the time frame above.

09/01/2020-12/31/2020

GlaxoSmithKline plc

GSK

Belantamab Mafodotin

Multiple Myeloma (MM)

Now-12/31/2020

GlaxoSmithKline plc

GSK

RSV001

Respiratory Syncytial Virus (RSV) II

Trial Data - Top-Line
Results

Now-12/31/2020

GlaxoSmithKline plc

GSK

RSV001

Respiratory Syncytial Virus (RSV) II

Trial Data - Top-Line
Results

09/01/2020-12/31/2020

GlaxoSmithKline plc

GSK

BMS-663068

HIV / AIDS

Progress Update Product Launch (U.S.)

Product Launch (U.S.)

GlaxoSmithKline announced that they expect to launch
fostemsavir for the treatment of HIV in the middle of 2020.
As the PDUFA decision is expected in August 2020 we
expect the product launch in the time frame above.

Now-12/31/2020

GlaxoSmithKline plc

GSK

Shingrix

Chickenpox and Shingles - Vaccines
Approved
and Treatments

Progress Update Product Launch (Japan)

Product Launch (Japan)

GlaxoSmithKline announced that they expect Shingrix
phased launches in China and Japan in 2020.

Now-12/31/2020

GlaxoSmithKline plc

GSK

Shingrix

Progress Update Chickenpox and Shingles - Vaccines
Approved
and Treatments Product Launch
(Emerging Markets)

Product Launch (China)

GlaxoSmithKline announced that they expect Shingrix
phased launches in China and Japan in 2020.

Now-12/31/2020

GlaxoSmithKline plc

GSK

GSK3277511A

Chronic Obstructive Pulmonary Disease
II
(COPD)

Phase II 207489 - Top-Line
Results

GlaxoSmithKline announced that they expect proof-ofconcept data from the Phase II studies evaluating the COPD
vaccine in 2020.

NDA

Trial Data - Top-Line
Results

Phase I
GlaxoSmithKline announced that they expect proof-ofSafety/Immunogenicity - Top- concept data from the Phase I study evaluating the RSV
Line Results
vaccine in 2020.
GlaxoSmithKline announced that they expect proof-ofPhase II RSV-seropositive
concept data from the Phase II study evaluating the RSV
Infants - Top-Line Results
vaccine in infants in 2020.
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Chronic Obstructive Pulmonary Disease
II
(COPD)

Trial Data - Top-Line
Results

Dostarlimab

Uterine (Endometrial) Cancer

BLA

Regulatory PDUFA/Approval Decision PDUFA for BLA - First Review
(US)

GSK3277511A

Phase II Smokers - Top-Line
Results

Analysis

GlaxoSmithKline announced that they expect proof-ofconcept data from the Phase II studies evaluating the COPD
vaccine in 2020.
GlaxoSmithKline announced that the Biologics License
Application (BLA) was submitted for dostarlimab for the
treatment of endometrial cancer and is anticipated to be
approved in 2020. Based on a standard 12-month original
BLA filing under PDUFA VI guidelines the PDUFA decision
should occur on January 14 2021.

1/14/2021

GlaxoSmithKline plc

Now-06/30/2020

Global Blood Therapeutics,GBT
Inc.

Oxbryta

Sickle Cell Anemia

Approved

Progress Update Development Review

Development Review (EU
Regulatory)

07/01/2020-12/31/2020

Gritstone Oncology, Inc.

GRTS

SLATE-001

Solid Tumors

I/II

Trial Announcement Initiation

Phase I/II - Phase II to Start

07/01/2020-12/31/2020

Gritstone Oncology, Inc.

GRTS

GRANITE-001

Solid Tumors

II

Trial Announcement Initiation

Phase I/II - Phase II to Start

01/01/2021-06/30/2021

Gritstone Oncology, Inc.

GRTS

SLATE-001

Solid Tumors

I/II

Trial Announcement Initiation

Phase II - Adjuvant Trial to
Start

Gritstone Oncology announced that a Phase II adjuvant trial
for SLATE-001 is expected to initiate in H1 2021.

04/01/2021-06/30/2021

Gritstone Oncology, Inc.

GRTS

GRANITE-001

Solid Tumors

II

Trial Announcement Initiation

Phase II - Adjuvant Trial to
Start

Gritstone Oncology announced that a Phase II adjuvant trial
for GRANITE-001 is expected to initiate in Q2 2021.

07/01/2020-12/31/2020

H. Lundbeck A/S

HLUKF

Eptinezumab

Migraine and Other Headaches BLA

Trial Data - Top-Line
Results

Phase III RELIEF - Top-Line
Results

H. Lundbeck plans to release headline results from the
Phase III RELIEF study of eptinezumab in the second half of
2020.

04/01/2020-06/30/2020

Hanmi Pharmaceutical Co.,128940:KS
Ltd.

HM15211

Non-Alcoholic Steatohepatitis (NASH)
I

Trial Announcement Initiation

Phase II Study to Start

Hanmi Pharmaceutical announced that the company plans
to initiate a Phase II study of HM15211 in the second
quarter of 2020 with biopsy-proven NASH patients.

07/01/2020-09/30/2020

Hanmi Pharmaceutical Co.,128940:KS
Ltd.

HM-15136

Hyperinsulinemia/Hypoglycemia I

Trial Announcement Trial Completion

Phase I MAD Study to
Complete

Hanmi Pharmaceutical announced that HM15136
completed Phase I single ascending dose (SAD) clinical
study and the multiple ascending doses and (MAD) trial is
expected to be completed by the third quarter of 2020.

Exploratory Trial to Start

Horizon announced that the Company expects to conduct
an exploratory trial of teprotumumab in diffuse cutaneous
scleroderma beginning in the first half of 2020 to evaluate
objective biomarker and clinical endpoints to inform
potential subsequent larger and longer duration clinical
trials.

Phase IV PROTECT - Top-Line
Results

Horizon announced that data for the Phase IV PROTECT
study of krystexxa in Gout are expected in 2021.

Global Blood Therapeutics announced that the EMA
regulatory pathway update for Oxybryta is expected in the
first half of 2020.
Gritstone Oncology announced that Phase II of the SLATE
trial in advanced tumor types is expected to begin in H2
2020.
Gritstone Oncology announced that Phase II of the GRANITE
trial in advanced tumor types is expected to begin in H2
2020.

Now-06/30/2020

Horizon Therapeutics plc HZNP

Tepezza

Scleroderma

Preclinical

Trial Announcement Initiation

01/01/2021-12/31/2021

Horizon Therapeutics plc HZNP

Krystexxa

Gout

Approved

Trial Data - Top-Line
Results

Now-06/30/2020

Hutchison China MediTech HCM
Limited

Fruquintinib

Colorectal Cancer (CRC)

Regulatory - Meeting
Approved in other than U.S./E.U.
with FDA

End-of-Phase II Meeting with
FDA

Hutchison MediPharma announced that they expect to
have an End-of-Phase II meeting with the U.S. Food and
Drug Administration (FDA) in the first half of 2020.

Now-06/30/2020

Hutchison China MediTech HCM
Limited

Sulfatinib

Neuroendocrine Tumors (NET) I/II

Regulatory - Meeting
with FDA

End-of-Phase II Meeting with
FDA

Hutchison MediPharma announced that they expect to
have an End-of-Phase II meeting with the U.S. Food and
Drug Administration (FDA) in the first half of 2020.

04/01/2020-09/30/2020

Hutchison China MediTech HCM
Limited

Sulfatinib

Biliary Tract Cancer

Trial Data - Top-Line
Results

Hutchison MediPharma announced that they expect an
Phase IIb/III - Top-Line Results interim analysis for the Phase IIb/III study of surufatinib
based on the first 80 patients in the middle of 2020.

04/01/2020-09/30/2020

Hutchison China MediTech HCM
Limited

Sulfatinib

Neuroendocrine Tumors (NET) I/II

Trial Announcement Initiation

Phase III US/EU - Study to
Start

04/01/2020-09/30/2020

Hutchison China MediTech HCM
Limited

Fruquintinib

Gastric Cancer

Trial Announcement Development Outside
U.S.Monitoring Board
Data
Analysis

Phase III FRUTIGA - Data
Monitoring Analysis

Now-12/31/2020

Hutchison China MediTech HCM
Limited

Fruquintinib

Colorectal Cancer (CRC)

Trial Data - Top-Line
Approved in other than U.S./E.U.
Results

Phase III US/EU - Top-Line
Results

Phase III US/EU - Patient
Enrollment Completed

Phase III FRUTIGA - Patient
Enrollment Completed

I/II

10/01/2020-12/31/2020

Hutchison China MediTech HCM
Limited

Fruquintinib

Colorectal Cancer (CRC)

Trial Announcement Approved in other than
U.S./E.U.
Patient
Enrollment
Completed

07/01/2020-12/31/2020

Hutchison China MediTech HCM
Limited

Fruquintinib

Gastric Cancer

Trial Announcement Development Outside
U.S. Enrollment
Patient
Completed

12/01/2020-12/31/2021

Hutchison China MediTech HCM
Limited

Sulfatinib

Neuroendocrine Tumors (NET) I/II

Progress Update Product Launch
(Emerging Markets)

04/01/2020-06/30/2020

Idera Pharmaceuticals, Inc.IDRA

Tilsotolimod

Solid Tumors

II

Trial Data - Top-Line
Results

Phase II ILLUMINATE-206 Top-Line Results

04/01/2020-06/30/2020

Idera Pharmaceuticals, Inc.IDRA

Tilsotolimod

Head and Neck Cancer

II

Trial Data - Top-Line
Results

Phase II ILLUMINATE-206 Top-Line Results

10/01/2020-03/31/2021

Idera Pharmaceuticals, Inc.IDRA

Tilsotolimod

Melanoma

III

Trial Data - Top-Line
Results

Phase III ILLUMINATE 301 Top-Line Results

12/05/2020-12/08/2020

ImmunoGen, Inc.

IMGN632

Acute Myelogenous Leukemia (AML)
I

Trial Data - Top-Line
Results

Phase Ib/II - Top-Line Results
at ASH

IMGN

Product Launch (China)

Hutchison MediPharma announced that they expect a
Phase III registration study to initiate in the U.S. and Europe
in the middle of 2020.
Hutchison MediPharma announced that they expect a
second interim analysis of the Phase III FRUTIGA trial in 2L
gastric cancer in the middle of 2020.
Hutchison MediPharma announced that they expect interim
analysis from the Phase III US/EU study in 2020. As the
expected initiation is in the middle of 2020 we await an
update on the data in the time frame above.
Hutchison MediPharma announced that they expect to
complete enrollment for the Phase III US/EU study by the
end of 2020. As the expected initiation is in the middle of
2020 we await an update on the data in the time frame
above.
Hutchison MediPharma announced that they expect the
Phase III FRUTIGA study evaluating fruquintinib for the
treatment of 2L gastric cancer to complete patient
enrollment in the second half of 2020.
Hutchison MediPharma announced that they expect to
launch sulfatinib for non-pancreatic neuroendocrine
tumors in late 2020. As the Chinese approval decision is
estimated to be between November 2020 and November
2021 we await an update on the product launch in the time
frame above.
Idera announced the initial safety run-in cohort of 10
patients with MSS-CRC are fully enrolled in the ILLUMINATE
206 study and preliminary objective response rate (ORR)
and safety data from this cohort are expected in the second
quarter of 2020.
Idera announced the initial safety run-in cohort of 10
patients with MSS-CRC are fully enrolled in the ILLUMINATE
206 study and preliminary objective response rate (ORR)
and safety data from this cohort are expected in the second
quarter of 2020.
Idera announced the Company have reached 94% of target
enrollment in the ILLUMINATE 301 trial. Idera are targeting
completion of enrollment during the first quarter of 2020
and data in the fourth quarter of 2020/first quarter of
2021.
ImmunoGen expects to report data from the Phase Ib/II
study of IMGN632 at ASH 2020.
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09/01/2020-12/31/2020

Incyte Corporation

INCY

Ruxolitinib Cream

Atopic Dermatitis (Eczema)

III

Regulatory - NDA/BLA
Filing

NDA Filing

Incyte Corporation expects to submit a New Drug
Application (NDA) for ruxolitinib cream for the treatment of
atopic dermatitis in late 2020.

Now-12/31/2020

Incyte Corporation

INCY

INCB057643

Cancer

IND

Trial Announcement Initiation

Proof-of-Concept - Trial to
Start

Incyte Corporation announced that a proof-of-concept trial
of INCB057643 is expected to start in 2020.

07/01/2020-12/31/2020

Incyte Corporation

INCY

INCB-086550

Solid Tumors

I

Trial Data - Top-Line
Results

Phase I First-In-Human - TopLine Results

Now-12/31/2020

Incyte Corporation

INCY

INCB00928

Myelofibrosis (MF)

IND

Trial Announcement Initiation

Proof-of-Concept - Trial to
Start

07/01/2020-12/31/2020

Incyte Corporation

INCY

Parsaclisib

Myelofibrosis (MF)

II

Trial Announcement Initiation

Phase III w/Ruxolitinib - Trial
to Start

Incyte Corporation announced that a randomized pivotal
trial evaluating paraclisib in combination with ruxolitinib is
expected to initiate in the second half of 2020.

Now-12/31/2020

InflaRx N.V.

IFRX

IFX-1

Cancer

Preclinical

Trial Announcement Initiation

Phase I - Trial to Start

InflaRx announced the Company will initiate a Phase II trial
of IFX-1 in an undisclosed indication of oncology in 2020.

01/01/2022-12/31/2022

Intersect ENT

XENT

ASCEND Drug-Coated SinusAllergy
Balloon

Development

Progress Update Product Launch (U.S.)

Product Launch (USA)

Intersect ENT anticipates launching the ASCEND drugcoated balloon in 2022.

Trial Announcement Initiation

Study 403 (Monotherapy) Trial to Start

Intra-Cellular announced the company is planning a global
study evaluating lumateperone as monotherapy (Study 403)
as the company plans to expand label to include the
treatment of depressive episodes in patients with bipolar I
and II. The company expects to commence the study in the
first quarter of 2020.

Phase II Glabellar Lines - Trial
to Start

Ipsen announced the company plans to advance IPN10360
(rBoNT-E) into Phase II development for glabellar lines.

Regulatory - Approval
(Canada)

Approval Decision (Canada)

Ipsen announced the company expects a Canadian
regulatory decision for palovarotene for the treatment of
episodic fibrodysplasia ossificans progressiva (FOP) in 2020.

Regulatory - PDUFA for
sNDA/sBLA

In 2019 Ironwood demonstrated positive linaclotide Phase
IIIb overall abdominal symptom data (bloating pain
discomfort) and submitted a sNDA to the FDA in order to
PDUFA for sNDA - First Review
add this data to the label. The decision is expected in the
(Abdominal)
second half of 2020. Based on a standard 10-month
supplemental NDA filing under PDUFA VI guidelines the
PDUFA decision should occur in October 2020.

Now-03/31/2020

Intra-Cellular Therapies, Inc.
ITCI

Caplyta

Bipolar Disorder

III

Now-12/31/2020

Ipsen SA

IPSEY

BoNT-E (Ipsen)

Wrinkles

Trial Announcement Development Outside U.S.
Initiation

Now-12/31/2020

Ipsen SA

IPSEY

Palovarotene

Fibrodysplasia Ossificans Progressiva
III (FOP)

10/01/2020-10/31/2020

Ironwood Pharmaceuticals,IRWD
Inc.

Linzess

Irritable Bowel Syndrome (IBS) Approved

Now-06/30/2020

Jazz Pharmaceuticals plc

JAZZ

Defitelio

Trial Announcement Sinusoidal Obstruction SyndromeApproved
(Veno-Occlusive Disease
/ VOD)
Patient
Enrollment
Completed

04/01/2020-09/30/2020

Jazz Pharmaceuticals plc

JAZZ

Sunosi

Narcolepsy

Approved

07/01/2020-12/31/2020

Jazz Pharmaceuticals plc

JAZZ

Sunosi

Narcolepsy

Approved

10/01/2020-12/31/2020

Jazz Pharmaceuticals plc

JAZZ

JZP-258

Narcolepsy

NDA

10/01/2020-12/31/2020

Jazz Pharmaceuticals plc

JAZZ

JZP-458

Acute Lymphoblastic Leukemia (ALL)
II/III

Now-12/31/2020

Johnson & Johnson

JNJ

Cusatuzumab

Acute Myelogenous Leukemia (AML)
I/II

01/01/2021-12/31/2021

Johnson & Johnson

JNJ

Daratumumab-rHuPH20 (Subcutaneous)
Multiple Myeloma (MM)

Now-06/30/2020

Jounce Therapeutics, Inc. JNCE

JTX-1811

01/01/2021-06/30/2021

Jounce Therapeutics, Inc. JNCE

01/01/2021-12/31/2021

Phase III DEFIFrance - Patient
Enrollment Completed

Incyte Corporation announced that they expect initial
clinical data from the Phase I first-in-human study of INCB086550 for the treatment of solid tumors in the second half
of 2020.
Incyte Corporation announced that they expect a proof-ofconcept study of INCB00928 for the treatment of
myelofibrosis to start in 2020.

Jazz plans to reach enrollment of 400 patients of its Phase
III study of Defitelio for pVOD in the first half of 2020.

Progress Update Product Launch (EU)
Product Launch (Europe)

Jazz expects to initiate a rolling launch of Sunosi in
Germany in mid-2020.

Trial Announcement Initiation
Trial Announcement Patient Enrollment
Completed
Regulatory - NDA/BLA
Filing

Jazz expects to initiate Phase III study of Sunosi for EDS in
MDD in 2H20.
Jazz announced that its expects to complete enrollment of
its Phase III study of JZP-258 for idiopathic hypersomnia by
the end of the year.
Jazz plans to file for approval of JZP-458 for ALL as early as
the fourth quarter of 2020.

Phase III - EDS in MDD to Start
Phase III Idiopathic
Hypersomnia - Enrollment
Completed
BLA Filing

argenx announced data from the CULMINATE trial of
cusatuzumab in combination with azacitidine in newly
diagnosed unfit AML patients are expected in 2020.

Trial Data - Updated
Results

Phase I/II CULMINATE Updated Results

BLA

Progress Update Product Launch (U.S.)

Product Launch (U.S.)

Solid Tumors

Preclinical

Trial Data - Other

Preclinical Data at Scientific
Meeting

JTX-1811

Solid Tumors

Preclinical

Regulatory - IND Filing

IND Filing

Jounce expects to continue IND enabling activities of JTX1811 in order to submit an IND in the first half of 2021.

Jounce Therapeutics, Inc. JNCE

Vopratelimab

Solid Tumors

II

Trial Data - Top-Line
Results

Phase II SELECT - Top-Line
Results

Jounce expects to have interim clinical data from its Phase II
SELECT study of Vopratelimab + JTX-4014 in 2021.

09/01/2020-04/30/2021

Kala Pharmaceuticals, Inc. KALA

EYSUVIS

Dry Eye (Ophthalmology)

NDA

Progress Update Product Launch (U.S.)

Product Launch (U.S.)

Kala Pharmaceuticals plans to launch Eysuvis at the end of
2020 or early 2021 pending a positive FDA decision on the
upcoming refiling.

Now-12/31/2020

Karyopharm Therapeutics KPTI

Xpovio

Trial Announcement Brain Cancer (Malignant Glioma; IIAA and glioblastoma (GBM))
Initiation

Phase I XPORT-DLBCL-025 Trial to Start

Karyopharm announced the company is planning a Phase I
study of selinexor in combination with active agents for
patients with newly diagnosed or recurrent glioblastoma
multiforme (GBM). The study is expected to start in 2020.

Now-12/31/2020

Karyopharm Therapeutics KPTI

Xpovio

Colorectal Cancer (CRC)

Trial Announcement Initiation

Phase I/II XPORT-STP-027 Trial to Start

Karyopharm announced the company is planning a Phase
I/II trial of selinexor in combination with pembrolizumab
for colorectal cancer (CRC) and selinexor in combination
with docetaxel for non-small cell lung cancer (NSCLC). The
study is expected to start in 2020.

Now-12/31/2020

Karyopharm Therapeutics KPTI

Xpovio

Diffuse Large B-Cell Lymphoma (DLBCL)
NDA - NHL

Trial Announcement Initiation

Phase I XPORT-DLBCL-025 Trial to Start

Karyopharm announced the company is planning a Phase I
study of selinexor with chemotherapy and nonchemotherapy regimens. The company expects to initiate
the study in 2020.

Now-12/31/2020

Kodiak Sciences Inc.

KOD

KSI-301

Diabetic Macular Edema (Ophthalmology)
I

Trial Announcement Initiation

Phase III - Clinical Trial to Start

Kodiak announced that the company plans to initiate a
DME and DR Phase III clinical trial of KSI-301 in 2020.

01/01/2021-12/31/2021

Kodiak Sciences Inc.

KOD

KSI-301

Diabetic Macular Edema (Ophthalmology)
I

Trial Data - Top-Line
Results

Phase III - Top-Line Results

Kodiak expects updated interim data of its DME Phase III
clinical trial of KSI-301 in 2021.

01/01/2022-12/31/2022

Kodiak Sciences Inc.

KOD

KSI-301

Diabetic Macular Edema (Ophthalmology)
I

Regulatory - sNDA/sBLA
Filing

sBLA Filing

Kodiak announced that the company expects to submit an
sBLA of KSI-301 for the treatment of DME in 2022.

01/01/2022-12/31/2022

Kodiak Sciences Inc.

KOD

KSI-301

Diabetic Macular Edema (Ophthalmology)
I

Trial Data - Updated
Results

Phase III - Updated Results

Kodiak expects a data readout of its DME and DR Phase III
clinical trials of KSI-301 in 2022.

I

Halozyme announced the company expects the
subcutaneous (SC) formulation of DARZALEX
(daratumumab) will launch in the U.S. in 2021.
Jounce expects to present information on JTX-1811 at a
scientific meeting in the first half of 2020.
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Landos Biopharma expects to begin clinical testing of NX-13
in the third quarter of 2020.
Landos Biopharma expects to initiate a Phase III study of BT11 in UC during 2020.
Landos Biopharma expects to begin a Phase II study of NX13 for UC in 2021.
Landos expects a data readout from the Phase II study of BT11 in CD during 2021.
Lexicon Pharmaceuticals expects a decision from the Center
for Drug Evaluation and Research (CDER) for the appeal of
the denial of Lexicon's appeal of the Complete Response
Letter in relation to the New Drug Application for
sotagliflozin (Zynquista) in type 1 diabetes in the first
quarter of 2020.
Lexicon Pharmaceuticals announced Phase III data will be
presented at American Diabetes Association (ADA) taking
place on June 12-16 2020.

07/01/2020-09/30/2020

Landos Biopharma, Inc.

NX-13

Ulcerative Colitis (UC)

Preclinical

Now-12/31/2020

Landos Biopharma, Inc.

BT-11

Ulcerative Colitis (UC)

II

01/01/2021-12/31/2021

Landos Biopharma, Inc.

NX-13

Ulcerative Colitis (UC)

Preclinical

01/01/2021-12/31/2021

Landos Biopharma, Inc.

BT-11

Crohn's Disease

II

Now-03/31/2020

Lexicon Pharmaceuticals, Inc.
LXRX

Zynquista

Diabetes Mellitus, Type I

NDA

Regulatory - Progress
Update

CDER Approval Decision

06/12/2020-06/16/2020

Lexicon Pharmaceuticals, Inc.
LXRX

Zynquista

Diabetes Mellitus, Type II

III

Trial Data - Updated
Results

Phase III - Updated Results at
ADA

09/21/2020-09/25/2020

Lexicon Pharmaceuticals, Inc.
LXRX

Zynquista

Diabetes Mellitus, Type II

III

Trial Data - Updated
Results

Phase III - Updated Results at
EASD

Lexicon Pharmaceuticals announced Phase III data will be
presented at European Association for the Study of
Diabetes (EASD) taking place on September 21-25 2020.

07/01/2020-12/31/2020

Lexicon Pharmaceuticals, Inc.
LXRX

Xermelo

Biliary Tract Cancer

II

Trial Announcement Patient Enrollment
Completed

Phase IIa - TELE-ABC - Patient
Enrollment Completed

Lexicon Pharmaceuticals expects to complete enrollment of
a Phase IIa TELE-ABC trial of telotristat ethyl for the
treatment of biliary tract cancer in the second half of 2020.

Now-12/31/2020

MacroGenics, Inc.

MGNX

Margetuximab

Breast Cancer

BLA

Now-12/31/2020

MacroGenics, Inc.

MGNX

Margetuximab

Gastric Cancer

II/III

Trial Announcement Initiation
Trial Announcement Initiation

Phase I - Trial to Start
Phase III - Trial to Start
Phase II - Trial to Start
Phase II - Top-Line Results

China Bridging Study to Start
Phase III Study to Start

Zai Lab plans to initiate a breast cancer China bridging study
in 2020.
Zai Lab expects to start a gastric cancer global study for
margetuximab in 2020.

Phase II - Trial to Start

Magenta intends to complete the Phase I study and move
the MGTA-145 program into multiple Phase II studies in
patients in 2020. The Phase II studies will include both
allogeneic and autologous transplant settings and will
evaluate mobilization and collection of high-quality cells
and engraftment of the cells after transplant.

Now-12/31/2020

Magenta Therapeutics

MGTA

MGTA-145

Bone Marrow Transplant and Stem
I Cell Transplant

Trial Announcement Initiation

Now-12/31/2020

Magenta Therapeutics

MGTA

MGTA-145

Bone Marrow Transplant and Stem
I Cell Transplant

Trial Announcement Trial Completion

Phase I - Trial Completion

Magenta intends to complete the Phase I study and move
the MGTA-145 program into multiple Phase II studies in
patients in 2020.

Now-12/31/2020

Magenta Therapeutics

MGTA

MGTA-117

Bone Marrow Transplant and Stem
Preclinical
Cell Transplant

Trial Announcement Initiation

Clinical Trial to Start

Magenta is scaling up manufacturing of MGTA-117 and
completing IND-enabling studies in 2020. The Company
intends to move this new product candidate into the clinic
in 2020 with initial clinical data expected in 2021.

Now-12/31/2020

Magenta Therapeutics

MGTA

MGTA-456

Metabolic - General

Trial Announcement Trial Completion

Phase II - Trial Completion

Magenta intends to complete enrollment in the Phase II
study of MGTA-456 in 2020 and continue dialogue with the
FDA under the RMAT designation.

01/01/2021-12/31/2021

Magenta Therapeutics

MGTA

MGTA-117

Bone Marrow Transplant and Stem
Preclinical
Cell Transplant

Trial Data - Top-Line
Results

Clinical Study - Top-Line
Results

Magenta is scaling up manufacturing of MGTA-117 and
completing IND-enabling studies in 2020. The Company
intends to move this new product candidate into the clinic
in 2020 with initial clinical data expected in 2021.

Now-06/30/2020

MapKure, LLC

BGB-3245

Cancer

Preclinical

Regulatory - IND Filing

IND Filing

SpringWorks announced that a US IND submission of BGB3245 is expected to follow the Phase I trial initiating in
Australia in Q1 2020. We await an update through Q2 2020.

Now-04/30/2020

Medtronic plc

MDT

MiniMed 780G

Diabetes Mellitus, Type I

Development

Regulatory - PMA Filing

PMA Filing

Medtronic announced that a FDA submission for MinMed
780G is forthcoming. We await an update in early 2020.

11/01/2020-04/30/2021

Medtronic plc

MDT

DiamondTemp System

Atrial Fibrillation/Flutter

IDE

Regulatory - PMA
Approval Decision

U.S. Approval

Medtronic expects to have U.S. FDA approval for
DiamondTemp Ablation system in the second half of fiscal
year 2021. We await an update in the time frame above.

07/01/2020-12/31/2020

Merck & Co., Inc.

MRK

Keytruda

Breast Cancer

III

Trial Data - Updated
Results

Merck announced that additional event-free survival data
Phase III KEYNOTE-522 - Eventof Keytruda for the treatment of triple-negative breast
Free Survival Data
cancer are expected by the second half of 2020.

II

Approval Decision (Japan)

Merck KGaA announced that they filed a JNDA in Japan for
tepotinib in non-small cell lung cancer in the fourth quarter
of 2019. Based on an internal analysis of the Japanese
approval procedure we estimate an approval decision for
this drug for this indication will be granted in approximately
9-15 months.

09/01/2020-03/31/2021

Merck KGaA

MKGAY

Tepotinib

Non-Small Cell Lung Cancer (NSCLC)
II

Regulatory - Approval
Decision (Japan)

01/01/2021-12/31/2021

Merck KGaA

MKGAY

Bavencio

Head and Neck Cancer

Trial Data - Top-Line
Results

Phase III JAVELIN 100 - TopLine Results

Merck KGaA announced that the top-line Phase III read-out
for Bavencio in LA-HNSCC is expected in 2021.

Now-06/30/2020

Mersana Therapeutics, Inc.MRSN

XMT-1536

Non-Small Cell Lung Cancer (NSCLC)
I

Trial Data - Updated
Results

Phase Ib First-in-Human Dose Escalation Results

Mersana Therapeutics has initiated evaluation of a 52
mg/m2 once-every-four-week dose escalation cohort in the
Phase I study of XMT-1536 and expects to report dose
escalation data in the first half of 2020.

Now-06/30/2020

Mersana Therapeutics, Inc.MRSN

XMT-1536

Non-Small Cell Lung Cancer (NSCLC)
I

Trial Data - Updated
Results

Phase Ib First-in-Human Dose Expansion Results

07/01/2020-12/31/2020

Mersana Therapeutics, Inc.MRSN

XMT-1536

Non-Small Cell Lung Cancer (NSCLC)
I

Trial Data - Updated
Results

Now-03/31/2020

Mirati Therapeutics, Inc.

MRTX

MRTX849

Solid Tumors

I/II

Regulatory - Meeting
with FDA

Now-06/30/2020

Mirati Therapeutics, Inc.

MRTX

MRTX849

Solid Tumors

I/II

Trial Announcement Initiation

Now-06/30/2020

Mirati Therapeutics, Inc.

MRTX

MRTX849

Solid Tumors

I/II

Trial Announcement Initiation

Now-06/30/2020

Mirati Therapeutics, Inc.

MRTX

MRTX849

Solid Tumors

I/II

Trial Announcement Initiation

III

Mersana Therapeutics expects to present interim data from
the expansion study of the Phase I XMT-1536 study in the
first half of 2020.
Mersana Therapeutics expects to report more mature data
Phase Ib First-in-Human from the Phase I XMT-1536 study in the second half of
Updated Results
2020.
Mirati will meet with the FDA in Q1 2020 to discuss the
Meeting with FDA
potential of a single arm accelerated approval pathway for
MRTX849 for NSCLC.
Mirati expects to initiate the Phase II NSCLC registration
Phase I/II KRYSTAL - NSCLC
cohort of the KRYSTAL study of MRTX849 in the first half of
Cohort to Start
2020.
Phase II Monotherapy Trial to Mirati plans to initiate a Phase II monotherapy registration
Start
trial of MRTX849 in the first half of 2020.
Mirati plans to initiate a Phase II study of MRTX849 in
Phase II w/Pembrolizumab to
combination with a PD-1 Inhibitor (Pembrolizumab) for the
Start (NSCLC)
first-line treatment of NSCLC in the first half of 2020.
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Mirati plans to initiate a Phase II study of MRTX849 in
Phase II w/Cetuximab to Start
combination with Cetuximab for the 2nd-line treatment of
(CRC)
colorectal cancer in the first half of 2020.

Now-06/30/2020

Mirati Therapeutics, Inc.

MRTX

MRTX849

Solid Tumors

I/II

Trial Announcement Initiation

04/01/2020-09/30/2020

Mirati Therapeutics, Inc.

MRTX

MRTX849

Solid Tumors

I/II

Trial Announcement Initiation

Phase II w/CDK4/6 to Start
(NSCLC)

04/01/2020-09/30/2020

Mirati Therapeutics, Inc.

MRTX

MRTX849

Solid Tumors

I/II

Trial Announcement Initiation

Phase II w/Afatinib to Start
(NSCLC)

04/01/2020-09/30/2020

Mirati Therapeutics, Inc.

MRTX

MRTX849

Solid Tumors

I/II

Trial Announcement Initiation

Phase II w/TNO155 to Start
(CRC, NSCLC)

07/01/2020-12/31/2020

Mirati Therapeutics, Inc.

MRTX

MRTX849

Solid Tumors

I/II

Trial Data - Updated
Results

Phase Ib/II KRYSTAL - Updated Mirati expects to have duration data from its Phase Ib/II
Results
KRYSTAL study of MRTX849 in the second half of 2020.

Phase I - Two Dose Cohort to
Start

Moderna announced the dosing of an additional cohort
with two doses of 0.3 mg/kg (without steroid
premedication) given one week apart is expected in the
Phase I study evaluating escalating doses of mRNA-1944. As
such we await an update in the time frame above.

Mirati plans to initiate a Phase II study of MRTX849 in
combination with a CDK4/6 inhibitor for the second-line
treatment of NSCLC in mid-2020.
Mirati plans to initiate a Phase II study of MRTX849 in
combination with afatinib for the second-line treatment of
NSCLC in mid-2020.
Mirati plans to initiate a Phase II study of MRTX849 in
combination with TNO155 for the 2nd-line treatment of
colorectal cancer and NSCLC in mid-2020.

Now-03/31/2020

Moderna Therapeutics, Inc.MRNA

mRNA-1944

Antiviral - Miscellaneous VaccinesI

Trial Announcement Other

Now-12/31/2020

Moderna Therapeutics, Inc.MRNA

mRNA-6231

Autoimmune Disorders

Preclinical

Trial Announcement Initiation

Phase I to Start

Moderna announced the Company plans to conduct a
Phase I study of mRNA-6231 in healthy adult volunteers.
We await an update through 2020.

Now-12/31/2020

Moderna Therapeutics, Inc.MRNA

mRNA-6981

Autoimmune Hepatitis

Preclinical

Trial Announcement Initiation

Phase I to Start

Moderna announced the Company plans to pursue proof-ofconcept with mRNA-6981 in a Phase I study in type 1
autoimmune hepatitis (AIH) a condition that involves liver
inflammation and can lead to cirrhosis and liver failure. We
await an update in 2020.

Now-12/31/2020

Molecular Partners AG

MOLN.SW

MP0317

Solid Tumors

Preclinical

Regulatory - IND Filing

IND Submission

Now-12/31/2020

Molecular Partners AG

MOLN.SW

MP0250

Multiple Myeloma (MM)

Trial Data - Updated
Development Outside U.S.
Results

04/01/2020-06/30/2020

Momenta Pharmaceuticals,MNTA
Inc.

M254

Immune Thrombocytopenic Purpura
I/II (ITP)

Trial Data - Updated
Results

Now-12/31/2020

Momenta Pharmaceuticals,MNTA
Inc.

Nipocalimab

Hemolytic Disease of the Newborn
II (HDN)

Trial Announcement Patient Enrollment
Completed

10/01/2020-12/31/2020

Momenta Pharmaceuticals,MNTA
Inc.

M254

Trial Announcement Chronic Inflammatory Demyelinating
Preclinical
Polyneuropathy (CIDP)
Initiation

Now-12/31/2020

Momenta Pharmaceuticals,MNTA
Inc.

CD38 SIFbody Platform

Autoimmune Disorders

Preclinical

Trial Announcement Initiation

IND Enabling Studies to Start

01/01/2021-12/31/2021

Momenta Pharmaceuticals,MNTA
Inc.

CD38 SIFbody Platform

Autoimmune Disorders

Preclinical

Regulatory - IND Filing

IND Filing

10/01/2021-12/31/2021

Momenta Pharmaceuticals,MNTA
Inc.

Nipocalimab

Autoimmune Hemolytic Anemia (AIHA)
II/III

Trial Data - Top-Line
Results

Momenta Pharmaceuticals expects to report top-line data
Phase II/III - Energy - Top-Line from Energy the Company’s adaptive Phase II/III clinical
Results
study of nipocalimab in warm autoimmune hemolytic
anemia (wAIHA) around the end of 2021.

Now-12/31/2020

Morphic Therapeutic, Inc. MORF

MORF-057

Inflammatory Bowel Disease (IBD)Preclinical

Trial Announcement Initiation

Clinical Trial to Start

Now-12/31/2020

MorphoSys AG

MOR

MOR208

Trial Announcement Combination w/Parsaclisib Chronic Lymphocytic Leukemia (CLL)/Small
II
Cell Lymphocytic Lymphoma (SLL) - NHL
Initiation
Study to Start

01/01/2021-12/31/2021

MorphoSys AG

MOR

MOR202

Autoimmune Disorders

Now-12/31/2020

Mylan N.V.

MYL

M710

Diabetic Macular Edema (Ophthalmology)
III

Now-03/31/2020

MyoKardia, Inc.

MYOK

Mavacamten

04/01/2020-06/30/2020

MyoKardia, Inc.

MYOK

07/01/2020-09/30/2020

MyoKardia, Inc.

10/01/2020-12/31/2020

MyoKardia, Inc.

Now-12/31/2020

Navire Pharma, Inc.

Now-12/31/2020

Nektar Therapeutics

I/II

Trial Announcement Initiation
Trial Announcement Patient Enrollment
Completed

Molecular Partners is preparing for an IND submission of
MP0317 in 2020.
Molecular partners anticipates additional Phase II data
Phase II MiRRoR - Updated
from its combination trial of MP0250 in multiple myeloma
Results
in 2020.
Momenta Pharmaceuticals announced enrollment is
ongoing for a Phase I/II trial of M254 in idiopathic
Phase I/II - Proof of Concept thrombocytopenic purpura (ITP) and the Company expects
Updated Results
to report additional data from Part B of the study in the
second quarter of 2020.
Phase II - Unity - Patient
Enrollment Completed
Phase II - Trial to Start

Phase II/III - Trial to Start

Momenta Pharmaceuticals expects to complete full
enrollment of a Phase II Unity trial of nipocalimab in 2020.
Momenta Pharmaceuticals plans to initiate a clinical study
of M254 in chronic inflammatory demyelinating
polyneuropathy (CIDP) later in 2020.
Momenta Pharmaceuticals has nominated an early
development CD38 SIFbody candidate and expects to
initiate IND enabling studies in 2020.
Momenta Pharmaceuticals expects to file an investigational
new drug (IND) application for its CD38 SIFbody in 2021.

Morphic anticipates MORF-057 to enter clinical trial in
2020.
Incyte Corporation announced that they expect a dose
escalation and expansion study evaluating tafasitamab in
combiantion with parsaclisib for the treatment of
relapsed/refractory non-Hodgin's lymphoma and chronic
lymphocytic leukemia including prior anti-CD20 therapy to
start in 2020.
MorphoSys expects to begin a Phase II/III study of MOR202
in membranous nephropathy in 2021.

Phase III - vs. Eylea - Patient
Enrollment Completed

Momenta Pharmaceuticals expects to complete enrollment
of a Phase III trial of M710 in 2020.

Trial Data - Updated
Congestive Heart Failure (CHF) and
III Cardiomyopathies
Results

Phase II - MAVERICK-HCM Updated Results

Myokardia announced that it expects full data presentation
of its Phase II MAVERICK-HCM clinical trial of mavacamten
in the first quarter of 2020.

MYK-491

Trial Data - Updated
Congestive Heart Failure (CHF) and
I/IICardiomyopathies
Results

Phase Ib/IIa Symptomatic
DCM - Updated Results

Myokardia announced that it expects presentation of Phase
IIa data of Danicamtiv during the second quarter of 2020.

MYOK

Mavacamten

Trial Data - Updated
Congestive Heart Failure (CHF) and
III Cardiomyopathies
Results

Phase III - EXPLORER-HCM Updated Results

Myokardia announced that it expects full data presentation
of its Phase III EXPLORER-HCM clinical trial of mavacamten
in the third quarter of 2020.

MYOK

MYK-224

Trial Announcement Congestive Heart Failure (CHF) and
Preclinical
Cardiomyopathies
Initiation

Phase II Trial to Start

Myokardia announced that it plans to initiate a Phase II trial
of MYK-224 in the fourth quarter of 2020.

BBP-398

Solid Tumors

Preclinical

Regulatory - IND Filing

IND Filing

BridgeBio expects an IND submission for BBP-398 the
Company's SHP2 inhibitor for multiple tumor types in 2020.

NKTR

NKTR-262

Solid Tumors

II

Trial Data - Updated
Results

Phase Ib/II REVEAL - Updated
Results

03/28/2020-03/31/2020

Neurocrine Biosciences, Inc.NBIX

NBI-74788

Congenital Adrenal Hyperplasia (CAH)
II

Trial Data - Updated
Results

Phase II - Updated Results at
ENDO

01/01/2021-12/31/2021

Neurocrine Biosciences, Inc.NBIX

Ingrezza

Huntington's Disease

III

Trial Announcement Trial Completion

Phase III KINECT-HD - Trial
Completion

1/25/2020

Nevro Corp.

Senza

Chronic Pain

Approved

Trial Data - Updated
Results

SENZA-PDN Updated Results
at NANS

NVRO

Nektar announced they expect to release data from the
dose-escalation portion of REVEAL trial studying NKTR-262
plus bempeg in 2020.
Neurocrine announced that the Company will present data
from the Phase II trial of NBI-74788 in adults with
congenital adrenal hyperplasia at the Endocrine Society
(ENDO) 2020.
Neurocrine announced the Company expects the Phase III
KINECT-HD trial of Ingrezza for the treatment of chorea
associated with Huntington's disease to be completed in
2021.
Nevro will present 3-month follow-up data from the SENZAPDN study at NANS 2020 on January 25 2020.
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01/01/2021-04/30/2021

Nevro Corp.

NVRO

Senza

Chronic Pain

Approved

Trial Data - Updated
Results

SENZA-PDN 12-Month Data

04/01/2020-09/30/2020

NextCure, Inc.

NXTC

NC318

Solid Tumors

I/II

Trial Announcement Initiation

Phase I - w/Chemotherapy Trial to Start

Regulatory PDUFA/Approval Decision PDUFA for NDA - First Review
(US)

08/01/2020-08/31/2020

Novartis AG

NVS

Capmatinib

Non-Small Cell Lung Cancer (NSCLC)
NDA

07/01/2020-12/31/2020

Novartis AG

NVS

QVM149

Asthma

Now-04/30/2020

NovoCure Limited

NVCR

Optune

07/01/2020-12/31/2020

NovoCure Limited

NVCR

Optune

Now-12/31/2020

OBI Pharma, Inc.

4174

OBI-888

Now-12/31/2020

OBI Pharma, Inc.

4174

OBI-3424

Now-12/31/2020

OBI Pharma, Inc.

4174

OBI-3424

01/01/2021-12/31/2021

OBI Pharma, Inc.

4174

OBI-999

04/01/2020-09/30/2020

Opko Health

OPK

Rayaldee

Hyperparathyroidism (Secondary)Approved

Trial Announcement Trial Completion

Phase II CTAP101-CL-2010 Trial Completion

04/01/2020-09/30/2020

Opko Health

OPK

Rayaldee

Hyperparathyroidism (Secondary)Approved

Regulatory Decentralized Approval
(Europe)

Decentralized Approval (EU)

Now-12/31/2020

Opko Health

OPK

OPK-88005

Hemophilia A and B - General Clotting
II
Products

Regulatory - Meeting
with FDA

Meeting with FDA

01/01/2021-06/30/2021

Opko Health

OPK

Lagova

Short Stature / Growth HormoneIII
Deficiency

Regulatory - J-NDA Filing
J-NDA Filing
(Japan)

07/01/2020-12/31/2020

Orchard Therapeutics Limited
ORTX

OTL-200

Metachromatic Leukodystrophy III

Progress Update Product Launch (Europe)
Product Launch (Europe)

Now-12/31/2020

Orchard Therapeutics Limited
ORTX

OTL-201

Trial Data - Top-Line
Mucopolysaccharidosis IIIA (MPSIIIIA; Sanfilippo A Syndrome)
Results

Now-12/31/2020

Orchard Therapeutics Limited
ORTX

OTL-203

Mucopolysaccharidosis I (MPS I; Hurler
I/II
Syndrome)

01/01/2021-06/30/2021

Orchard Therapeutics Limited
ORTX

OTL-101

Primary Immunodeficiencies

01/01/2021-12/31/2021

Orchard Therapeutics Limited
ORTX

OTL-201

Trial Data - Updated
Mucopolysaccharidosis IIIA (MPSIIIIA; Sanfilippo A Syndrome)
Results

Now-06/30/2020

Oyster Point Pharma Inc. OYST

OC-01 Nasal Spray

Dry Eye (Ophthalmology)

III

07/01/2020-12/31/2020

Oyster Point Pharma Inc. OYST

OC-01 Nasal Spray

Dry Eye (Ophthalmology)

10/01/2021-12/31/2021

Oyster Point Pharma Inc. OYST

OC-01 Nasal Spray

07/01/2020-09/30/2020

Pacira BioSciences, Inc.

PCRX

10/01/2020-12/31/2020

Pacira BioSciences, Inc.

01/01/2021-12/31/2021

Pacira BioSciences, Inc.

Now-01/31/2020

Now-03/31/2020

Progress Update Development Outside U.S.
Product Launch (EU)
Product Launch (Europe)

Regulatory - Approval
Brain Cancer (Malignant Glioma; Approved
AA and glioblastomaDecision
(GBM)) (Emerging
Markets)
Regulatory - Filing for
Mesothelioma
HDE Approved
Approval (Emerging
Markets)
Trial Data - Updated
Solid Tumors
I
Results
Trial Data - Top-Line
Hepatocellular (Liver) Cancer (HCC)
I/II(Including Secondary Metastases)
Results
Trial Data - Top-Line
Solid Tumors
I/II
Results
Trial Data - Top-Line
Gastric Cancer
I
Results

Analysis

Nevro announced that 12-month data from the SENZA-PDN
study will be presented in early 2021.
NextCure announced a Phase I trial of NC318 in
combination with chemotherapy is expected to begin in
mid 2020.
Incyte Corporation announced that Novartis submitted the
U.S. New Drug Application (NDA) for capmatinib for the
treatment of non-small cell lung cancer in 2019. As an exact
filing date was not provided we assumed the filing took
place roughly in December 2019. Based on a priority 8month original NME filing under PDUFA VI guidelines the
PDUFA decision should occur in August 2020.
Sosei announced that QVM149 is due to launch in Europe
later in 2020 pending EU approval.

Approval Decision (China)

Zai Lab expects approval for Optune in mainland China in
early 2020 with potential trial waiver.

MAA Filing to MPM

Zai Lab expects to file a MAA for NovoTTF/Optune in
mesothelioma in China the second half of 2020.

Phase I - Updated Results
Phase I - Top-Line Results
Phase I - Updated Results
Phase I/II - Top-Line Results

Obi Pharma anticipates data from its Phase I trial of OBI888 in various cancers in 2020.
Obi Pharma anticipates data from its Phase I trial of OBI3424 in various cancers in 2020.
Obi Pharma anticipates data from its Phase I trial of OBI3424 in various cancers in 2020.
Obi Pharma anticipates data from its Phase I/II trial of OBI999 in advanced solid tumors in 2021.
Opko announced the Company expects the Phase II open
label trial evaluating the safety efficacy pharmacokinetics
and pharmacodynamics of higher strength Rayaldee in
subjects with Vitamin D insufficiency and CKD requiring
regular hemodialysis to be completed in mid-2020.
Opko announced that Vifor Fresenius anticipates European
approvals of Rayaldee for the treatment of secondary
hyperparathyroidism in mid-2020.
Opko announced the Company plans to meet with the FDA
to discuss Phase II and Phase III trial designs for MOD-5014
for the treatment of hemophilia. As such we await an
update in the time frame above.
Opko announced the NDA submission of Somatrogon for
growth hormone deficiency in Japan is anticiapted in the
first half of 2021.
Orchard Therapeutics plans to launch OTL-200 for the
treatment of MLD in Europe in the second half of 2020.

Phase I - Top-Line Results

Orchard Therapeutics announced that enrollment has
initiated in a proof-of-concept clinical trial for OTL-201 in
MPS-IIIA. The trial is expected to enroll up to five patients in
2020 with interim data expected in 2020 and 2021.

Trial Data - Updated
Results

Phase I/II - Updated Results
(Interim Data)

Orchard Therapeutics announced that interim data for the
OTL-203 proof-of-concept clinical trial in MPS-I is expected
to be presented at medical conferences during 2020.

Regulatory - Rolling
NDA/BLA Completion

Rolling BLA Completion

Orchard Therapeutics plans to initiate a rolling BLA filing in
the U.S. for OTL-101 in adenosine deaminase severe
combined immunodeficiency (ADA-SCID) in the first half of
2020 with anticipated completion of the filing within 12
months.

Phase I - Updated Results

Orchard Therapeutics announced that enrollment has
initiated in a proof-of-concept clinical trial for OTL-201 in
MPS-IIIA. The trial is expected to enroll up to five patients in
2020 with interim data expected in 2020 and 2021.

Trial Announcement Patient Enrollment
Completed

Phase III ONSET-2 - Patient
Enrollment Completion

Oyster Point Pharma expects enrollment for the Phase III
ONSET-2 study of OC-01 to be completed in the first half of
2020 with topline readout in mid 2020.

III

Trial Announcement Initiation

Phase IIb OLYMPIA - Trial to
Start

Dry Eye (Ophthalmology)

III

Progress Update Product Launch (U.S.)

Product Launch (USA)

Exparel

Postsurgical Pain

Approved

Trial Data - Top-Line
Results

Phase III STRIDE - Top-Line
Results

PCRX

Exparel

Postsurgical Pain

Approved

Trial Data - Updated
Results

Phase III STRIDE - Updated
Results

PCRX

Exparel

Postsurgical Pain

Approved

Regulatory - sNDA/sBLA
Filing

sNDA Filing (Lower Extremity
Nerve Block)

PharmaEssentia Corporation

Ropeginterferon alfa-2b

Polycythemia Vera (PV)

III

Regulatory - NDA/BLA
Filing

BLA Filing

PharmaEssentia Corporation

Ropeginterferon alfa-2b

Essential Thrombocythemia (ET) II

Trial Announcement Initiation

PharmaEssentia announced the FDA has agreed with a
Phase III trial protocol of ropeginterferon alfa-2b for
Phase III - Global Trial to start essential thrombocythemia (ET). The company anticipates
the initiation in the first quarter of 2020. The global trial
includes the US China Japan Korea and Taiwan.

I/II

Oyster Point expects to initiate the Phase II - OLYMPIA study
of OC-01 in patients with neurotrophic keratitis in the
second half of 2020.
Oyster Points plans to launch the OC-01 nasal spray for the
treatment of dry eye in the U.S. during the fourth quarter of
2021.
Pacira announced that the data set for the Phase III STRIDE
study of Exparel is expected in the third quarter of 2020
and a study report is expected in the fourth quarter of
2020.
Pacira announced that the data set for the Phase III STRIDE
study of Exparel is expected in the third quarter of 2020
and a study report is expected in the fourth quarter of
2020.
Pacira announced that an sNDA filing for Exparel for lower
extremity nerve block is expected in 2021.
PharmaEssentia expect to file a biological license
application (BLA) of Besremi for the treatment of
polycythemia vera (PV) in January 2020.
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PharmaEssentia expect Korean approval of ropeginterferon
alfa-2b for the treatment of polycythemia vera in early
2021. Based on an internal analysis of the Korean approval
procedure we estimate a regulatory submission for this
drug for this indication will be filed approximately 1-2 years
prior to approval. As such we await an update for the filing
in the time frame listed above.

Now-03/31/2020

PharmaEssentia Corporation

Ropeginterferon alfa-2b

Polycythemia Vera (PV)

III

Regulatory - Filing for
Approval (Emerging
Markets)

Filing for Approval (Korea)

10/01/2020-12/31/2020

PharmaEssentia Corporation

Ropeginterferon alfa-2b

Essential Thrombocythemia (ET) II

Trial Announcement Patient Enrollment
Completed

PharmaEssentia expects patient enrollment of a Phase III
Phase III - Global Trial - Patient
trial ropeginterferon alfa-2b for essential thrombocythemia
Enrollment Completed
(ET) to be completed in late 2020.

Regulatory - Filing for
Approval (Emerging
Markets)

PharmaEssentia expect Chinese approval of ropeginterferon
alfa-2b for the treatment of polycythemia vera in early
2022. Based on an internal analysis of the Chinese approval
procedure we estimate a regulatory submission for this
drug for this indication will be filed approximately 1-2 years
prior to approval. As such we await an update for the filing
in the time frame listed above.

Now-03/31/2021

PharmaEssentia Corporation

Ropeginterferon alfa-2b

Polycythemia Vera (PV)

III

Regulatory - J-NDA Filing
J-NDA Filing
(Japan)

PharmaEssentia expect Japanese approval of
ropeginterferon alfa-2b for the treatment of polycythemia
vera in early 2022. Based on an internal analysis of the
Japanese approval procedure we estimate a regulatory
submission for this drug for this indication will be filed
approximately 9-15 months prior to approval. As such we
await an update for the filing in the time frame listed
above.

09/01/2020-06/30/2021

PharmaEssentia Corporation

Ropeginterferon alfa-2b

Polycythemia Vera (PV)

01/01/2022-04/30/2022

PharmaEssentia Corporation

Ropeginterferon alfa-2b

Essential Thrombocythemia (ET) II

Now-12/31/2020

Precigen, Inc.

PGEN

INXN-4001

Trial Data - Updated
Congestive Heart Failure (CHF) and
I Cardiomyopathies
Results

Phase I - Updated Results

07/01/2020-12/31/2020

Precigen, Inc.

PGEN

PRGN-3006

Myelodysplastic Syndrome (MDS)I

Trial Data - Top-Line
Results

Phase I - Top-Line Results

Precigen announced they anticipate Phase I top-line data
for PRGN-3006 in MDS in the second half of 2020.

07/01/2020-12/31/2020

Precigen, Inc.

PGEN

PRGN-3005

Ovarian Cancer

I

Trial Data - Top-Line
Results

Phase I - Top-Line Results

Precigen announced that they anticipate top-line results for
their Phase I ovarian cancer trial for PRGN-3005 in the
second half of 2020.

Now-12/31/2020

Precigen, Inc.

PGEN

PRGN-2009

Solid Tumors

Preclinical

Trial Announcement Initiation

Phase I - Trial to Start

Precigen announced they plan to initiate a Phase I trial for
PRGN-2009 for the treatment of HPV cancers in 2020.

Now-12/31/2020

Precision BioSciences Inc. DTIL

PBCAR0191

Acute Lymphoblastic Leukemia (ALL)
I/II

07/01/2020-09/30/2020

PTC Therapeutics, Inc.

PTCT

PTC743

Seizure Disorders (Epilepsy)

Preclinical

07/01/2020-09/30/2020

PTC Therapeutics, Inc.

PTCT

PTC857

Parkinson's Disease (PD)

Preclinical

10/01/2020-12/31/2020

PTC Therapeutics, Inc.

PTCT

Small Molecule Program (PTC/CHDI
Huntington's
Foundation)
Disease

Preclinical

Regulatory - IND Filing

10/01/2020-12/31/2020

PTC Therapeutics, Inc.

PTCT

PTC743

Preclinical

Trial Announcement Initiation

10/01/2020-03/31/2021

PTC Therapeutics, Inc.

12/01/2020-05/31/2021

PTC Therapeutics, Inc.

10/01/2020-06/30/2021

PTCT

PTCT

PTC-AADC

Friedreich's Ataxia

Neurology - Other

III

Filing for Approval (China)

IIb

PTC-AADC

Neurology - Other

IIb

Puma Biotechnology, Inc. PBYI

Nerlynx

Breast Cancer

Approved

10/01/2020-06/30/2021

Puma Biotechnology, Inc. PBYI

Nerlynx

Cervical Cancer

II

Now-12/31/2020

Radius Health, Inc.

Tymlos

Osteoporosis / Osteopenia

Approved

Now-12/31/2020

Regeneron Pharmaceuticals,
REGN
Inc.

REGN-3918

Paroxysmal Nocturnal Hemoglobinuria
III
(PNH)

RDUS

Regulatory - NDA/BLA
Filing

Trial Data - Updated
Results
Trial Announcement Initiation
Trial Announcement Initiation

BLA Filing

Precision BioSciences expect a data readout of a Phase I
Phase I/IIa - Dose Escalation trial of PBCAR0191 in acute lymphoblastic leukemia (ALL) in
Updated Results
2020.
PTC Therapeutics plans to initiate a trial of PTC743 in
Phase I Study to Start
mitochondrial epilepsy in the third quarter of 2020.
PTC Therapeutics plans to initiate a trial of PTC857 in GBA
Phase I Study to Start
Parkinson's disease in the third quarter of 2020.
PTC Therapeutics anticipates to file an IND for Huntington's
IND Submission
Disease in the fourth quarter of 2020.
PTC Therapeutics plans to initiate a trial of PTC743 in
Phase I Study to Start
Friedrech ataxia in the fourth quarter of 2020.

Regulatory - CHMP
CHMP Opinion
(European Panel) Results

PTC Therapeutics announced that they have submitted a
Marketing Authorization Application (MAA) for the
potential approval of a gene therapy treatment PTC-AADC
for AADC deficiency with the European Medicines Agency
(EMA). Based on an internal analysis of the centralized
European approval procedure we estimate the European
marketing authorization for this drug for this indication will
be granted in approximately 11-17 months. As the approval
decision is normally issued 67 days from adoption of a
positive Committee for Medicinal Products for Human Use
(CHMP) opinion we then estimate the CHMP opinion to
occur between October 2020 and March 2021.

Regulatory - Approval
Decision (Europe)

PTC Therapeutics announced that they have submitted a
Marketing Authorization Application (MAA) for the
potential approval of a gene therapy treatment PTC-AADC
for AADC deficiency with the European Medicines Agency
(EMA). Based on an internal analysis of the centralized
European approval procedure we estimate the European
marketing authorization for this drug for this indication will
be granted in approximately 11-17 months.

Trial Data - Updated
Results
Trial Data - Updated
Results
Trial Announcement Patient Enrollment
Completed
Trial Data - Updated
Results

European Approval Decision

Phase II SUMMIT Basket Updated Results
Phase II SUMMIT Basket Updated Results
Phase III - ATOM - Patient
Enrollment Completed
Phase II - Updated Results

Now-12/31/2020

Regeneron Pharmaceuticals,
REGN
Inc.

Garetosmab

Fibrodysplasia Ossificans Progressiva
II (FOP)

Regulatory - NDA/BLA
Filing

01/01/2021-12/31/2021

Regeneron Pharmaceuticals,
REGN
Inc.

Fasinumab

Osteoarthritis and Osteoarthritis III
Pain

Regulatory - NDA/BLA
Filing

BLA Filing

Now-06/30/2020

Regenxbio Inc.

RGNX

SCS Microinjector

Uveal Melanoma

Regulatory - IND Filing

IND Filing

Now-06/30/2020

Regenxbio Inc.

RGNX

RGX-314

Trial Announcement Wet Age-Related Macular Degeneration
I/II
(Wet AMD) (Ophthalmology)
Initiation

Development

PharmaEssentia plans to file a biological license application
(BLA) for ropeginterferon alfa-2b for essential
thrombocythemia (ET) in early 2022.
Precigen announced they anticipate updated results for
their Phase I INXN-4001 trial in 2020.

Puma expects readout from the SUMMIT Basket trial of
Nerlynx in Q4 2020 to Q2 2021.
Puma expects readout from the SUMMIT Basket trial of
Nerlynx in Q4 2020 to Q2 2021.
Radius Health expects to complete patient enrollment of a
Phase III ATOM trial of Tymlos in male patients with
osteoporosis in 2020.
Regeneron expects a read-out of interim results for the
Phase II PNH pozelimab study in 2020.

BLA Filing

Regeneron announced they plan to submit a BLA for
garetosmab in fibrodysplasia ossificans progressiva in 2020.
Regeneron plans to submit a BLA to the FDA for fasinumab
for the treatment of osteoarthritis pain in 2021.

Phase II Suprachoroidal
Delivery - Trial to Start

Aura expects to submit an IND amendment and initiate a
clinical trial using the SCS microinjector as a suprachoroidal
delivery method of a proprietary anti-cancer drug candidate
in the first half of 2020.
REGENXBIO plans to initiate the Phase II trial of the
suprachoroidal delivery of RGX-314 using the SCS
Microinjector for the treatment of wet AMD in the first half
of 2020.
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Expected Date Range

09/01/2020-12/31/2020

Company

Regenxbio Inc.

Symbol

RGNX

Drug

RGX-314

Indication

Phase

Expected Catalyst

Trial Data - Top-Line
Wet Age-Related Macular Degeneration
I/II
(Wet AMD) (Ophthalmology)
Results

07/01/2020-12/31/2020

Regenxbio Inc.

RGNX

RGX-314

Diabetic Retinopathy (Ophthalmology)
Preclinical

Trial Announcement Initiation

09/01/2020-12/31/2020

Regenxbio Inc.

RGNX

RGX-314

Diabetic Retinopathy (Ophthalmology)
Preclinical

Trial Announcement Patient Enrollment
Completed

01/01/2021-12/31/2021

Now-12/31/2020

Regenxbio Inc.

Replimune Inc.

RGNX

REPL

RGX-314

RP1

Diabetic Retinopathy (Ophthalmology)
Preclinical

Skin Cancer - Squamous Cell Carcinoma
II
(SCC)

Trial Data - Top-Line
Results

Trial Data - Top-Line
Results

Catalyst Title

Analysis

Phase II Suprachoroidal
Delivery - Top-Line Results

REGENXBIO plans to initiate the Phase II trial of the
suprachoroidal delivery of RGX-314 using the SCS
Microinjector for the treatment of wet AMD in the first half
of 2020.The trial will build upon data from the Phase I/IIa
trial of RGX-314 and is expected to evaluate patients in two
dose cohorts of RGX-314 versus a control arm. Interim data
is expected from Cohort 1 by the end of 2020.

Phase II Suprachoroidal
Delivery - Trial to Start

REGENXBIO expects to submit an IND in the first half of
2020 and plans to initiate a Phase II trial of the
suprachoroidal delivery of RGX-314 using the SCS
Microinjector for the treatment of DR in the second half of
2020.

Phase II Suprachoroidal
Delivery Enrollment
Completion

REGENXBIO expects to complete enrollment of the Phase II
trial of the suprachoroidal delivery of RGX-314 using the
SCS Microinjector for the treatment of DR by end of 2020.

Phase II Suprachoroidal
Delivery - Top-Line Results

REGENXBIO expects to submit an IND in the first half of
2020 and plans to initiate a Phase II trial of the
suprachoroidal delivery of RGX-314 using the SCS
Microinjector for the treatment of DR in the second half of
2020.The trial is expected to evaluate patients in up to
three dose cohorts of RGX-314 versus a control arm.
Enrollment of Cohort 1 is expected to be complete by the
end of 2020 with interim data expected in 2021.

Phase Ib Organ Transplant
Recipients - Top-Line Results

Replimune announced that the company is on track to
initiate a clinical trial of RP1 as monotherapy in solid organ
transplant recipients with CSCC in the first half of 2020. The
U.S. Food and Drug Administration (FDA) has accepted the
protocol for this clinical trial under its previously-accepted
Investigational New Drug application for RP1. The clinical
trial is intended to enroll approximately 30 patients and
assess the safety and efficacy of RP1 in liver and kidney
transplant recipients with recurrent CSCC and is expected
to provide initial data by H2 2020.

Now-12/31/2020

Replimune Inc.

REPL

RP1

Solid Tumors

I/II

Trial Data - Updated
Results

Phase I/II - Updated Results

Replimune announced that the Phase II part of the Phase
I/II clinical trial of RP1 in combination with Opdivo is
currently enrolling 30-patient cohorts with melanoma nonmelanoma skin cancers metastatic bladder cancer and MSIH tumors. Data from completely enrolled or ongoing skin
cancer cohorts is expected to be presented during the
second half of 2020 with further data from all four cohorts
expected to be available by year-end.

2/6/2020

Roche Holding AG

RHHBY

Risdiplam

Spinal Muscular Atrophy

NDA

Trial Data - Updated
Results

Phase II SUNFISH - Updated
Results at SMA Europe

PTC Therapeutics announced that data from the pivotal
part of SUNFISH study evaluating risdiplam in SMA type 2/3
patients will be presented at the SMA Europe Conference
from February 5 – 7 2020.

Now-12/31/2020

Roche Holding AG

RHHBY

Neoantigen Directed T-Cell Cancer
Therapy (Genentech/Adaptive) Preclinical

Regulatory - IND Filing

IND Filing

Adaptive announced that it expects Genentech to file an
IND for its first shared cellular therapy in 2020.

04/01/2020-06/30/2020

Rocket Pharmaceuticals Inc.RCKT

RP-L201

Autoimmune Disorders

I/II

Trial Data - Top-Line
Results

Phase I LAD-I - Top-Line
Results

Rocket Pharma reported that data from the Phase I LAD-I
study of RP-L201 is expected in the second quarter of 2020.

07/01/2020-12/31/2020

Rocket Pharmaceuticals Inc.RCKT

RP-L301

Pyruvate Kinase Deficiency

I

Trial Data - Top-Line
Results

Phase I - Top-Line Results

07/01/2020-12/31/2020

Rocket Pharmaceuticals Inc.RCKT

RP-A501

Glycogen Storage Disease (GSD) I

Trial Data - Top-Line
Results

Phase I - Top-Line Results

01/01/2022-06/30/2022

Rocket Pharmaceuticals Inc.RCKT

RP-L102

Anemia

II

Regulatory - NDA/BLA
Filing

BLA Filing

Rocket Pharma reported that the company is expecting to
have mature registration level results for its RP-L102
program towards the end of 2021 with regulatory filing
anticipated shortly after. As such we await an update on
the BLA filing in the time frame above.

II

Regulatory - MAA
Submission (Europe)

MAA Submission (Europe)

Rocket Pharma reported that the company is expecting to
have mature registration level results for its RP-L102
program towards the end of 2021 with regulatory filing
anticipated shortly after. As such we await an update on
the MAA filing in the time frame above.

MAA Submission (Europe)

Rocket Pharma reported that the company is expecting to
have mature registration level results for its RP-L201
program towards the end of 2021 with regulatory filing
anticipated shortly after. As such we await an update on
the MAA filing in the time frame above.

01/01/2022-06/30/2022

Rocket Pharmaceuticals Inc.RCKT

RP-L102

Anemia

Rocket Pharmaceuticals announced that data from the
Phase I study of RP-L301 in in PKD is anticipated in the
second half of 2020.
Rocket Pharma reported that preliminary data of the Phase
I study of RP-A501 in Danon disease is expected in the
second half of 2020.

01/01/2022-06/30/2022

Rocket Pharmaceuticals Inc.RCKT

RP-L201

Autoimmune Disorders

I/II

Regulatory - MAA
Submission (Europe)

01/01/2022-06/30/2022

Rocket Pharmaceuticals Inc.RCKT

RP-L201

Autoimmune Disorders

I/II

Regulatory - NDA/BLA
Filing

BLA Filing

Rocket Pharma reported that the company is expecting to
have mature registration level results for its RP-L201
program towards the end of 2021 with regulatory filing
anticipated shortly after. As such we await an update on
the BLA filing in the time frame above.

Now-12/31/2020

Rubius Therapeutics

RUBY

RTX-321

Solid Tumors

Preclinical

Regulatory - IND Filing

IND Filing

Rubius plans to file an IND for RTX-321 by year-end for the
treatment of HPV-positive tumors.

Now-12/31/2020

Rubius Therapeutics

RUBY

RTX-240

Solid Tumors

IND

Trial Announcement Initiation

Clinical Trials to Start

In 2019 Rubius filed an IND with U.S. FDA for RTX-240 for
the treatment of solid tumors. The company plans to
announce when the first patient has been dosed in 2020.

Now-03/31/2020

Sage Therapeutics, Inc.

SAGE

SAGE-217

Major Depressive Disorder (MDD)III

Regulatory - Meeting
with FDA

Meeting with FDA

Sage announced a meeting with the U.S. Food and Drug
Administration is scheduled in the first quarter of 2020 to
evaluate a proposed path forward for SAGE-217 in the
depression landscape.

Now-12/31/2020

Sage Therapeutics, Inc.

SAGE

SAGE-217

Major Depressive Disorder (MDD)III

Trial Announcement Initiation

Sage announced the company plans to resume the Phase III
Phase III RAINFOREST - Trial to
REDWOOD and Phase III RAINFOREST studies of SAGE-217
Resume
with amended protocols in 2020.
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Sarepta announced read out from the high-dose cohort of
the single-center open-label systemic gene delivery study to
evaluate the safety and tolerability and efficacy of SRP-9003
administered by systemic infusion in subjects with LGMD2E
(beta-sarcoglycan deficiency) is anticipated early second
quarter of 2020.

Trial Data - Updated
Results

Phase I/IIa - Updated Results

Duchenne Muscular Dystrophy (DMD)
I/II

Regulatory - FDA
Response

FDA Response

Casimersen

Duchenne Muscular Dystrophy (DMD)
NDA

Regulatory - Rolling
NDA/BLA Completion

Rolling NDA Completion

Sarepta Therapeutics, Inc. SRPT

LYS-SAF302

Trial Announcement Mucopolysaccharidosis IIIA (MPSII/III
IIIA; Sanfilippo A Syndrome)
Dosing Completed

01/01/2021-04/30/2021

Sarepta Therapeutics, Inc. SRPT

SRP-9001

Duchenne Muscular Dystrophy (DMD)
I/II

Trial Data - Top-Line
Results

Phase II Study 102 - Top-Line
Results

Sarepta announced the company anticipates on a read out
for expression and functional data of study 102 for SRP9001 for the treatment of DMD in early 2021.

Now-12/31/2020

Seattle Genetics, Inc.

Adcetris

Hodgkin's Lymphoma

Trial Data - Updated
Results

Phase III ECHELON-1 - 5-Year
Follow-Up Results

Seattle Genetics announced that 5-year follow-up data of
the ECHELON-1 trial of adcetris in frontline advanced HL are
expected in 2020.

04/01/2020-05/16/2020

Sarepta Therapeutics, Inc. SRPT

SRP-9003

Muscular Dystrophy

04/01/2020-06/30/2020

Sarepta Therapeutics, Inc. SRPT

SRP-9001

Now-06/30/2020

Sarepta Therapeutics, Inc. SRPT

Now-06/30/2020

10/01/2020-04/30/2021

Seattle Genetics, Inc.

SGEN

SGEN

Tucatinib

Breast Cancer

I/II

Approved

NDA

Phase II/III AAVance - Dosing
Completed

Sarepta announced the company anticipates on gaining
insights from the U.S. Food and Drug Administration on
CMC and analytical assays for Study 301 of SRP-9001 in the
second quarter of 2020.
Sarepta announced the company initiated the rolling NDA
submission for Casimersen for Duchenne muscular
dystrophy (DMD) on January 10 2020. We await an update
on completion of the rolling NDA filing in the time frame
above.
Sarepta announced the company plans to complete dosing
in 20 participants in the Phase II/III AAVance study in the
first half of 2020.

Regulatory - CHMP
CHMP Opinion
(European Panel) Results

Seattle Genetics announced that an MAA was recently
submitted to the EMA for tucatinib for the treatment of
HER2 metastatic breast cancer. Based on an internal
analysis of the centralized European approval procedure we
estimate the European marketing authorization for this
drug for this indication will be granted in approximately 1117 months. As the approval decision is normally issued 67
days from adoption of a positive Committee for Medicinal
Products for Human Use (CHMP) opinion we then estimate
the CHMP opinion to occur between October 2020 and
April 2021.
Seattle Genetics announced that an MAA was recently
submitted to the EMA for tucatinib for the treatment of
HER2 metastatic breast cancer. Based on an internal
analysis of the centralized European approval procedure we
estimate the European marketing authorization for this
drug for this indication will be granted in approximately 1117 months.

Tucatinib

Breast Cancer

NDA

Regulatory - Approval
Decision (Europe)

Approval Decision (Europe)

SpringWorks Therapeutics, SWTX
Inc.

Nirogacestat

Solid Tumors

III

Trial Announcement Patient Enrollment
Completed

Phase III - Enrollment Update

07/01/2020-12/31/2020

SpringWorks Therapeutics, SWTX
Inc.

Nirogacestat

Multiple Myeloma (MM)

Preclinical

Trial Announcement Initiation

Phase I - Trial to Start

04/01/2020-09/30/2020

Stemline Therapeutics, Inc.STML

SL-801

Solid Tumors

I

Trial Data - Updated
Results

Phase I - 0115 - Updated
Results

10/01/2020-12/31/2020

Stemline Therapeutics, Inc.STML

Elzonris

Chronic Myelomonocytic Leukemia
I/II(CMML)

Trial Data - Updated
Results

Phase I/II - HES/MF/CMML Updated Results (Stage 3a)

Phase I/II - R/R AML/Naive
AML/MDS - Top-Line Results

Stemline Therapeutics expects to provide data updates of a
Phase I/II trial of ELZONRIS in combination with other
agents in patients with relapsed/refractory AML treatmentnaive AML unfit for chemotherapy and high-risk
myelodysplastic syndrome (MDS) in 2020.

Phase I/II - HES/MF/CMML Updated Results

Stemline Therapeutics expects data from the MF cohort of a
Phase I/II trial of ELZONRIS in the fourth quarter of 2020.

12/01/2020-06/30/2021

Seattle Genetics, Inc.

07/01/2020-12/31/2020

SGEN

Springworks announced that the Phase III trial of
nirogacestat for desmoid tumors is expected to have an
enrollment update by H2 2020.
SpringWorks announced that a Phase I trial of nirogacestat
plus ALLO-715 in relapsed/refractory multiple myeloma is
expected to initiate in H2 2020.
Stemline Therapeutics expects a data readout of a Phase I
study of felezonexor in relapsed/refractory solid tumors in
mid 2020.
Stemline Therapeutics expects data from the Stage 3a
CMML expansion cohort of a Phase I/II trial of ELZONRIS in
the fourth quarter of 2020.

07/01/2020-12/31/2020

Stemline Therapeutics, Inc.STML

Elzonris

Acute Myelogenous Leukemia (AML)
I/II

Trial Data - Top-Line
Results

10/01/2020-12/31/2020

Stemline Therapeutics, Inc.STML

Elzonris

Myelofibrosis (MF)

Trial Data - Updated
Results

10/01/2020-12/31/2020

Stemline Therapeutics, Inc.STML

Elzonris

Trial Data - Top-Line
Blastic Plasmacytoid Dendritic CellApproved
Neoplasm (BPDCN)
Results

01/01/2021-03/31/2021

Stemline Therapeutics, Inc.STML

Elzonris

Acute Myelogenous Leukemia (AML)
I/II

Trial Data - Top-Line
Results

Phase I/II - CD123-Elevated Top-Line Results

Stemline Therapeutics plans to enroll their first patient in a
CD123-enriched study in the third quarter of 2020 with an
expected data read out in the first quarter of 2021.

01/01/2021-12/31/2021

Stoke Therapeutics, Inc.

STOK

STK-001

Dravet Syndrome (Epilepsy)

Preclinical

Trial Data - Top-Line
Results

Phase I/IIa MONARCH - TopLine Results

Stoke Therapeutics lists that initial data from the Phase I/IIa
MONARCH study of STK-001 for the treatment of Dravet
syndrome are expected in 2021.

09/01/2020-12/31/2020

TG Therapeutics, Inc.

TGTX

Ublituximab

Multiple Sclerosis (MS)

III

Regulatory - NDA/BLA
Filing

BLA Filing

TG Therapeutics announced that the company plans for
U.S. regulatory submission of ublituximab for the treatment
of multiple sclerosis by year end of 2020.

Now-12/31/2020

TG Therapeutics, Inc.

TGTX

Umbralisib

Trial Data - Updated
Indolent Non-Hodgkin's Lymphoma
NDA
(Including Follicular Lymphoma) - NHL
Results

Phase II/III UNITY-NHL Updated Results

TG Therapeutics announced that the company expects full
data presentation of the monotherapy follicular lymphoma
cohort from its Phase II/III UNITY-NHL clinical trial of
umbralisib in 2020.

Now-01/31/2020

TherapeuticsMD, Inc.

TXMD

Bijuva

Regulatory - sNDA/sBLA
Menopause (including Hormone Replacement
Approved
Therapy [HRT])
Filing

sNDA Filing - Low Dose

TherapeuticsMD announced they plan to file a supplement
with the FDA for low-dose Bijuva in January 2020.

Now-12/31/2020

TransEnterix, Inc.

TRXC

Senhance Surgical Robotic System
Surgical Tools (General)

Approved

Regulatory - CE Mark
Approval

CE Mark Approval - Pediatric

Now-12/31/2020

TransEnterix, Inc.

TRXC

Senhance Surgical Robotic System
Surgical Tools (General)

Approved

Regulatory - 510(k)
Clearance

510(k) Clearance - General
and Bariatric Surgery

04/01/2020-06/30/2020

Transmedics, Inc.

TMDX

OCS HEART

IDE

Regulatory - PMA
Approval Decision

PMA Approval Decision

I/II

Progress Update Development Review

TRIDENT-1 Development
Updates

04/01/2020-06/30/2020

Turning Point Therapeutics,TPTX
Inc.

Repotrectinib

Cardiovascular Disease
Solid Tumors

I/II

Stemline Therapeutics expect data from a Phase I/II trial of
Phase I/II - Maintenance Post- Elzonris for the treatment of post-stem cell transplant (SCT)
SCT - Top-Line Results
in patients with blastic plasmacytoid dendritic cell
neoplasm (BPDCN) in the fourth quarter of 2020.

TransEnterix expects to receive CE mark approval in the EU
for Senhance in pediatric patients.
TransEnterix expects to receive additional indication
approvals for Senhance in general and bariatric surgery in
the U.S.
Transmedics announced the Company expects to have U.S.
FDA approval for the OCS Heart in Q2 2020.
Turning Point Therapeutics will provide further updates
regarding the TRIDENT-1 study of repotrectinib during the
second quarter of 2020.
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Turning Point Therapeutics anticipates presenting
preclinical repotrectinib combination data in the first half of
2020.
Turning Point Therapeutics will provide further updates
regarding the TRIDENT-1 study of repotrectinib during the
second quarter of 2020.

Trial Data - Other

Preclinical Combination
Results

Non-Small Cell Lung Cancer (NSCLC)
I/II

Progress Update Development Review

TRIDENT-1 Development
Updates

Phase I/II TRIDENT-1 Updated Results

Turning Point Therapeutics announced initiation of the
registrational Phase II portion of its TRIDENT-1 clinical study
of patients with ROS1+ advanced non-small cell lung cancer
and TRK+ advanced solid tumors. The company anticipates
reporting early interim results from initial patients during
the second half of 2020.

Now-06/30/2020

Turning Point Therapeutics,TPTX
Inc.

Repotrectinib

Solid Tumors

04/01/2020-06/30/2020

Turning Point Therapeutics,TPTX
Inc.

Repotrectinib

I/II

07/01/2020-12/31/2020

Turning Point Therapeutics,TPTX
Inc.

Repotrectinib

Non-Small Cell Lung Cancer (NSCLC)
I/II

Trial Data - Updated
Results

01/01/2021-04/30/2021

Turning Point Therapeutics,TPTX
Inc.

TPX-0131

Solid Tumors

Preclinical

Regulatory - IND Filing

IND Filing

Turning Point Therapeutics announced the advancement of
TPX-0131 its next-generation ALK inhibitor candidate into
IND-enabling studies. The Company expects to submit an
IND for TPX-0131 by early 2021.

01/01/2021-12/31/2021

Tyme Technologies, Inc.

SM-88

Pancreatic Cancer

II/III

Trial Data - Top-Line
Results

Phase II/III - Top-Line Results

Eagle announced that it expects data from the pivotal trial
of SM-88 for pancreatic cancer in 2021.

06/01/2020-07/31/2020

United Therapeutics Corporation
UTHR

Unituxin

Small Cell Lung Cancer (SCLC)

II/III

Regulatory - sNDA/sBLA
Filing

sBLA Filing - SCLC

United Therapeutics announced that if results are positive
from the Phase III study of Unituxin in SCLC the Company
would target a filing in June or July 2020.

Now-03/31/2020

UroGen Pharma, Ltd.

URGN

VesiGel

Bladder Cancer

IIb

Regulatory - Meeting
with FDA

Meeting w/FDA

Now-06/30/2020

UroGen Pharma, Ltd.

URGN

MitoGel

Bladder Cancer

NDA

Trial Data - Final Results

Phase III OLYMPUS - Final
Results

NDA

Regulatory - Progress
Update

NDA Filing Accepted
Phase IIa - Cohort 1 Patient
Enrollment Completed

Now-03/31/2020

Urovant Sciences, Inc.

TYME

UROV

Vibegron

Overactive Bladder (OAB)

07/01/2020-12/31/2020

Urovant Sciences, Inc.

UROV

URO-902

Overactive Bladder (OAB)

II

Trial Announcement Other

01/01/2021-12/31/2021

Urovant Sciences, Inc.

UROV

Vibegron

Overactive Bladder (OAB)

NDA

Progress Update Product Launch

Product Launch
Pediatric Trial to Start

UroGen has scheduled discussions with the FDA regarding a
pivotal Phase III study of UGN-102 to finalize the trial design
in the first quarter of 2020.
UroGen lists that they plan to publish final UGN-101 clinical
data in the first half of 2020.
Urovant announced that the vibegron NDA filing is
anticipated to be accepted by the FDA in Q1 2020.
Urovant announced that the Phase IIa trial of URO-902 in
OAB will complete enrollment of cohort 1 in H2 2020 and
begin enrollment of part 2.
Urovant announced that the commercial launch of vibegron
in OAB is expected in 2021.

01/01/2021-12/31/2021

Urovant Sciences, Inc.

UROV

Vibegron

Overactive Bladder (OAB)

NDA

Trial Announcement Initiation

Urovant announced that the company expects to start a
pediatric clinical program of vibegron for OAB in 2021.

01/01/2021-12/31/2021

Vir Biotechnology, Inc.

VIR

VIR-2482

Influenza (excluding vaccines)

I/II

Trial Data - Updated
Results

Phase I/II - Updated Results

04/01/2020-06/30/2020

Y-mAbs Therapeutics Inc. YMAB

<sup>177</sup>Lu-omburtamab-DTPA
Solid Tumors

IND

Trial Announcement Initiation

Phase I/II - Trial to Start

10/01/2020-12/31/2020

Y-mAbs Therapeutics Inc. YMAB

huGD2-BsAb

Solid Tumors

I/II

Regulatory - IND Filing

IND Filing (SCLC - Study 402)

Now-12/31/2020

Y-mAbs Therapeutics Inc. YMAB

Omburtamab

Trial Announcement Brain Cancer (Malignant Glioma; IIAA and glioblastoma (GBM))
Initiation

Phase II - Multi-center DIPG
Study to Start

Now-12/31/2020

Y-mAbs Therapeutics Inc. YMAB

Naxitamab

Trial Announcement Brain Cancer (Malignant Glioma; BLA
AA and glioblastoma (GBM))
Initiation

Phase II - Combo Study to
Start

Now-06/30/2020

ZIOPHARM Oncology, Inc. ZIOP

Ad-RTS-hIL-12

Trial Announcement Brain Cancer (Malignant Glioma; IIAA and glioblastomaPatient
(GBM))Enrollment
Completed

Phase II w/Libtayo Enrollment to Complete

ZIOPHARM Oncology lists that enrollment for the Phase II
combination trial of IL-12 with Regeneron's Libtayo is
planned to complete in the first half of 2020.

Now-06/30/2020

ZIOPHARM Oncology, Inc. ZIOP

Ad-RTS-hIL-12

Trial Data - Updated
Brain Cancer (Malignant Glioma; IIAA and glioblastoma (GBM))
Results

Phase I w/Opdivo - Updated
Results

ZIOPHARM Oncology lists that data readout from the Phase
I study of controlled IL-12 in combination with Opdivo are
anticipated in the first half of 2020.

Now-06/30/2020

ZIOPHARM Oncology, Inc. ZIOP

Ad-RTS-hIL-12

Trial Data - Top-Line
Brain Cancer (Malignant Glioma; IIAA and glioblastoma (GBM))
Results

Phase I Monotherapy/Expanded
Cohort Data

ZIOPHARM Oncology lists that data from the Phase I study
of controlled IL-12 as monotherapy in an expanded cohort
are anticipated in the first half of 2020.

Now-12/31/2020

Zymeworks, Inc.

ZYME

ZW25

Gastric Cancer

II

Trial Data - Top-Line
Results

Phase II - Top-Line Results

Now-12/31/2020

Zymeworks, Inc.

ZYME

ZW25

Biliary Tract Cancer

I

Trial Announcement Initiation

Phase II - 2nd Line HER2+ to
Start

Vir anticipates clinical data from the first flu season of the
Phase I/II clinical trial to be available in the second half of
2020 and from the second flu season of this trial to be
available in the first half of 2021.
Y-mAbs Therapeutics lists that an IND was filed in
December 2019 for Omburtamab-DTPA. The study is
expected to initiate in the second quarter of 2020.
Y-mAbs Therapeutics lists that an IND filing for their
bispecific GD2 antibody candidate for a Phase II SCLC study
(Study 402) is anticipated in the fourth quarter of 2020.
Y-mAbs Therapeutics lists that a Phase II DIPG multi-center
study of omburtamab (Study 102) is anticipated to start in
2020.
Y-mAbs Therapeutics lists that a Phase II combination study
of naxitamab plus chemotherapy (Study 203) is planned to
start in 2020.

Zymeworks announced that one of its priorities for the year
is to report ZW25 Phase II chemotherapy combination data
from 1st Line HER2+ GEA. We await an update through this
time frame above.
Zymeworks plans to initiate a registration-enabling Phase II
trial of ZW25 in previously-treated or recurrent HER2positive biliary tract cancer in 2020.

Biomedtracker/Meddevicetracker JPM Updated Catalysts - Conference Review
Expected Date Range

Company

Symbol

04/01/2020-04/30/2020

Abiomed, Inc.

06/01/2020-09/30/2020

Acadia Pharmaceuticals,
Inc.

ACAD

06/01/2020-09/30/2020

Acadia Pharmaceuticals,
Inc.

ACAD

Now-06/30/2020

Achillion
Pharmaceuticals, Inc.

ABMD

ACHN

Drug

Indication

Phase

Expected Catalyst

Abiomed announced that first-in-man studies for the
Impella ECP are on track for May 2018.

III

Regulatory - sNDA/sBLA
Filing

sNDA Filing

ACADIA Pharmaceuticals is planning to meet with the FDA
regarding a supplemental NDA submission in 2020.

Date Range Expedited (11/13/2019) - Acadia
Pharmaceuticals announced they are on track to meet with
the FDA to discuss their sNDA submission in the first half of
2020.Date Range Delayed (01/14/2020) - Acadia
announced the sNDA submission of pimavanserin for the
treatment of dementia-related psychosis is expected in the
summer of 2020.

II

Trial Announcement Initiation

Phase II ADVANCE-2 - Trial to
Start

ACADIA announced top-line results from its ADVANCE study
a 26-week randomized double-blind placebo-controlled
study in 403 patients. ACADIA plans to commence a second
pivotal study with the 34 mg dose of pimavanserin in the
first half of 2020.

Date Range Delayed (01/14/2020) - Acadia announced the
Phase II - ADVANCE-2 study of pimavanserin for the
treatment of negative symptoms of schizophrenia is
expected to initiate in summer 2020.

Phase II - Updated Results

Date Range Delayed (09/28/2018) - Achillion reported that
interim data readouts and a strategic update are targeted
for December 2018.Date Range Delayed (12/31/2018) - We
await an update.Date Range Delayed (01/20/2019) - We
await an update.Date Range Delayed (02/01/2019) - We
await an update.Date Range Delayed (02/28/2019) - We
await an update.Date Range Delayed (04/05/2019) - We
await an update.Date Range Delayed (05/30/2019) Achillion anticipates presenting results from a 14-day Phase Achillion announced the company is currently enrolling
II clinical trial of ACH-4471 in C3G in the third quarter of
patients in two longer duration proof of concept trials: a 62018.
month double-blind placebo-controlled trial of ACH-4471 in
C3G and a 12-month single-arm open-label trial of ACH4471 in C3G/IC-MPGN with interim data from both trials
expected to be presented to the FDA in the fourth quarter
of 2019. As such we await the results in Q4 2019. Date
Range Delayed (12/20/2019) - We continue to await an
update.Date Range Delayed (01/14/2020) - Alexion
announced that Achillion anticipates data from Phase II
study of danicopan in C3G in the first half of the 2020.

Nuplazid

Dementia

Nuplazid

Schizophrenia

Renal Disease / Renal Failure

Updated Analysis

First-In-Human Study to Start

Trial Announcement First-In-Human Use

Danicopan

Analysis

Date Range Delayed (05/22/2018) - Abiomed plans to begin
the first-in-man studies around a late/mid-summer
timeframe and will provide more details as the company
moves forwards. Date Range Delayed (08/08/2018) Abiomed announced that it expects the first-in-man
implants of the Impella ECP to be conducted in fiscal year
2019. Based on the Company's fiscal calendar we await an
update in the time frame above.Date Range Delayed
(04/01/2019) - We await an update.Date Range Delayed
(05/01/2019) - We await an update.Date Range Delayed
(07/01/2019) - We await an update.Date Range Delayed
(08/12/2019) - Abiomed announced that it expects to
conduct a first-in-human trial of Impella ECP outside of the
U.S. in fiscal year 2020. Based on the Company's fiscal
calendar we await an update in the time frame above.Date
Range Delayed (01/13/2020) - Abiomed announced that it
expects to conduct a first-in-human trial of Impella ECP
outside of the U.S. in fiscal year 2020 in April 2020.

Congestive Heart Failure (CHF)
Preclinical
and Cardiomyopathies

Impella ECP

Catalyst Title

II

Trial Data - Updated
Results

Now-03/31/2020

Agios Pharmaceuticals,
Inc.

AGIO

Mitapivat

Pyruvate Kinase Deficiency

III

Trial Announcement Patient Enrollment
Completed

Phase III - Patient Enrollment
Completed

Agios' goal is to complete enrollment of its Phase III
ACTIVATE trials in 2019.

Date Range Delayed (12/06/2019) - The Phase III
randomized double-blind placebo-controlled study to
evaluate the efficacy and safety of AG-348 in not regularly
transfused adult subjects with pyruvate kinase deficiency is
currently recruiting participants. As such we await an
update on the completion of enrollment in the time frame
above.Date Range Refined (01/13/2020) - Agios expects to
complete enrollment in ACTIVATE a 1:1 randomized placebocontrolled trial of mitapivat in adult PK deficiency patients
who do not receive regular transfusions in the first quarter
of 2020.

06/11/2020-06/14/2020

Agios Pharmaceuticals,
Inc.

AGIO

Mitapivat

Thalassemia

II

Trial Data - Updated
Results

Phase II - Updated Results

Agios announced that clinical proof-of-concept has been
established based on a preliminary analysis of the Phase II
trial of mitapivat (AG-348) in patients with non-transfusiondependent thalassemia.Updated results from the Phase II
thalassemia study will be presented at a medical meeting in
the first half of 2020.

Date Range Refined (01/13/2020) - Agios announced the
company has submitted data from mitapivat Phase II
thalassemia study at the European Hematology Association
(EHA) Congress and finalize pivotal development strategy
by year-end. We await an update in the time frame above.

sNDA Filing

Agios expects to submit a sNDA for Tibsovo for
cholangiocarcinoma by the end of 2019.

Date Range Delayed (11/04/2019) - Agios Pharmaceuticals
decided that the Company will not file a supplemental new
drug application (sNDA) for TIBSOVO (ivosidenib) for secondline or later IDH1 mutant-positive cholangiocarcinoma by
the end of 2019. The Company will finalize its regulatory
filing approach once it has the protocol-specified final
overall survival analysis from its Phase III ClarIDHy trial of
ivosidenib in previously treated patients with nonresectable
or metastatic cholangiocarcinoma with an IDH1 mutation.
The Company expects to complete this event-driven
analysis by mid-2020. As such we await an update on a
sNDA filing in the time frame listed above. Date Range
Delayed (01/13/2020) - Agios plans to file supplemental
new drug application (sNDA) for TIBSOVO in previously
treated IDH1 mutant cholangiocarcinoma by year-end
2020.

Date Range Delayed (03/25/2019) - The FDA has informed
Aimmune that the BLA will be reviewed under a twelvemonth target review period as measured from the January
2019 start date. As a consequence review of the BLA may
take until late January 2020. As such we await an update on
Aimmune expects to launch AR101 in the U.S. in the second
the launch of the product in the time frame above.Date
half of 2019. We await the launch in the time frame above.
Range Refined (11/06/2019) - Aimmune expects the U.S.
commercial launch of PALFORZIA if approved to occur in the
first quarter of 2020.Date Range Delayed (01/13/2020) Aimmune expects to have the commercial launch of
Palforzia in the US in the first half of 2020.

07/01/2020-12/31/2020

Agios Pharmaceuticals,
Inc.

AGIO

Tibsovo

Biliary Tract Cancer

III

Regulatory - sNDA/sBLA
Filing

Now-06/30/2020

Aimmune Therapeutics,
Inc.

AIMT

Palforzia

Food Allergies

BLA

Progress Update Product Launch

Product Launch (U.S.)

01/01/2021-06/30/2021

Aimmune Therapeutics,
Inc.

AIMT

Palforzia

Food Allergies

BLA

Trial Data - Top-Line
Results

Sanofi expects to to release primary completion data from Date Range Delayed (01/13/2020) - Aimmune expects to
Phase II - w/Dupilumab - Topthe Phase II - w/Dupilumab of Palforzia for peanut allergies read out data from POSEIDON and its Palforzia/Dupilumab
Line-Results
in 2020.
combination studies in the first half of 2021.

Development
Outside U.S.

Regulatory - Filing for
Approval (Emerging
Markets)

07/01/2020-12/31/2020

Akeso Biopharma, Inc.

AK105

Head and Neck Cancer

NDA Filing (China)

Akeso announced that the National Medical Product
Administration's (NMPA) Center for Drug Evaluation (CDE)
has granted pivotal trial status to this Phase II trial which
allows them to pursue early registration of penpulimab for
this indication under the accelerated approval pathway if
meaningful clinical benefit is observed in the target patient
population. They expect to submit an NDA to the NMPA in
the second half of 2020.

New Information (01/15/2020) - Akeso announced the
company anticipates on submitting a NDA to the NMPA for
third-line nasopharyngeal cancer in the second half of 2020.

Biomedtracker/Meddevicetracker JPM Updated Catalysts - Conference Review
Expected Date Range

Now-03/31/2020

Company

Symbol

Alexion Pharmaceuticals,
ALXN
Inc.

Now-03/31/2020

Alexion Pharmaceuticals,
ALXN
Inc.

Drug

WTX101

Indication

Wilson's Disease

Ultomiris

Amyotrophic Lateral Sclerosis
(ALS)

04/01/2020-06/30/2020

Alexion Pharmaceuticals,
ALXN
Inc.

01/01/2021-04/30/2021

Phase

III

Expected Catalyst

Trial Announcement Patient Enrollment
Completed

Catalyst Title

Phase III FOCuS - Patient
Enrollment Completed

Analysis

Updated Analysis

Date Range Delayed (12/26/2018) - The Phase III FOCuS
study of WTX101 for the treatment of Wilson's disease is
currently recruiting participants. As such we continue to
await an update in the time frame above.Date Range
Delayed (02/28/2019) - We await an update.Date Range
Delayed (04/01/2019) - We await an update.Date Range
Wilson Therapeutics announced they anticipate the
Delayed (05/01/2019) - We await an update.Date Range
completion of enrollment in the Phase III FOCuS study of
Delayed (07/01/2019) - We await an update.Date Range
WTX101 for the treatment of Wilson's disease in the second
Delayed (07/24/2019) - Alexion announced dosing is
half of 2018.
underway in a Phase III study of ALXN1840 (WTX101) in
Wilson disease. Enrollment is expected to complete in early
2020.Date Range Refined (01/14/2020) - Alexion
announced that enrollment for Phase III study of ALXN1840
(WTX101) in Wilson disease is expected to complete in the
first quarter of 2020.

Alexion Pharmaceuticals plans to advance their neurology
pipeline with ALXN1210 and initiate proof-of-concept
studies (POC) in amyotrophic lateral sclerosis (ALS) and
primary progressive multiple sclerosis (PPMS) in 2019.

Date Range Delayed (07/25/2019) - Alexion plans to initiate
a registrational Phase II/III study for ULTOMIRIS in ALS in
early 2020 pending regulatory feedback.Date Range Refined
(01/14/2020) - Alexion Pharmaceuticals announced the
planned initiation of a pivotal Phase III study of ULTOMIRIS
(ravulizumab) in amyotrophic lateral sclerosis (ALS). Alexion
submitted an investigational new drug application (IND) for
ULTOMIRIS in ALS to the FDA in the fourth quarter of 2019
and plans to initiate the Phase III study this quarter in 2020.

IND

Trial Announcement Initiation

Phase III Registrational Study
to Start

Ultomiris

Paroxysmal Nocturnal
Hemoglobinuria (PNH)

Approved

Trial Data - Top-Line
Results

In late 2018 Alexion initiated a single PK-based Phase III
Phase III Subcutaneous - Top- study of ULTOMIRIS delivered subcutaneously once per
Line Results
week to support registration in PNH and aHUS. Data are
expected in early 2020.

Alnylam Pharmaceuticals,
ALNY
Inc.

Vutrisiran

Hereditary Transthyretin
(hATTR) Amyloidosis With
Polyneuropathy (Familial
Amyloid Polyneuropathy)

III

Trial Data - Top-Line
Results

Phase III - HELIOS-A Top-Line
Results

Alnylam announced that it has initiated the Phase III HELIOS-A study investigating vutrisiran for patients with
Date Range Refined (01/13/2020) - Alnylam expects tophereditary transthyretin (hATTR) amyloidosis with
line results of a Phase III trial HELIOS-A of vutrisiran in
polyneuropathy. Target enrollment is 160 participants. The hereditary ATTR amyloidosis patients in early 2021.
company expects a data readout in 2021-2022.

Now-12/31/2020

Amicus Therapeutics, Inc. FOLD

AT-GAA

Pompe Disease

III

Regulatory - Rolling
NDA/BLA Initiation

Rolling BLA Initiation

Amicus Therapeutics announced that it plans to apply for
and initiate a rolling submission of the BLA for AT-GAA in
late onset Pompe disease and to complete final submission
in the first half of 2021. As such we await an update on
rolling BLA initiation through the time frame above.

09/01/2020-04/30/2021

Amneal Pharmaceuticals,
AMRX
Inc.

IPX203

Parkinson's Disease (PD)

III

Trial Data - Top-Line
Results

Phase III vs. IR CD-LD - TopLine Results

Amneal announces that the Phase III study comparing
Date Range Delayed (01/15/2020) - Amneal announced
IPX203 to immediate-release (IR) CD-LD is being conducted
they expect top-line results for their Phase III IPX203
pursuant to special protocol assessment from the FDA. The
Parkinson's trial in late 2020 or early 2021.
company expects topline data in the first half of 2020.

Phase IIb - Trial to Start

Date Range Delayed (11/08/2019) - As a result of top-line
data from AnatysBio's Phase IIb ATLAS trial of etokimab for
moderate-to-severe atopic dermatitis the company has
decided to postpone the initiation of its Phase IIb etokimab
clinical trial in eosinophilic asthma a multi-dose randomized
AnaptysBio plans to continue development of etokimab in
double-blinded placebo-controlled trial in 300-400 patients
eosinophilic asthma with a multi-dose Phase IIb randomized
until it has the opportunity to analyze the full data set from
double-blinded placebo-controlled trial which is expected to
the ATLAS trial. As such we await an update on the trial
be initiated in 2019.
initiation in the time frame above. Date Range Refined
(01/15/2020) - AnaptysBio announced that the Phase IIb
trial initiation evaluating etokimab for eosinophilic asthma
has been put on hold pending release of the Phase II
ECLIPSE study top-line data results in the first half of 2020.

Now-06/30/2020

Now-06/30/2020

AnaptysBio, Inc.

AnaptysBio, Inc.

ANAB

ANAB

Etokimab

Etokimab

Asthma

Nasal Polyposis

II

II

Trial Announcement Initiation

Trial Data - Top-Line
Results

Phase II - Top-Line Results

AnaptysBio expects top-line results from its Phase IIb trial
of etokimab in chronic rhinosinusitis with nasal polyps in
the second half of 2019.

Date Range Delayed (10/23/2019) - A single PK-based
Phase III study of ULTOMIRIS delivered subcutaneously
once per weekis underway to support registration in PNH
and aHUS. Data are expected in the first half of 2020.Date
Range Refined (01/14/2020) - Alexion expects Phase III
study of once-weekly SQ Ultomiris core data read-out in the
second quarter of 2020.

New Information (01/14/2020) - Amicus Therapeutics
announced that the company plans to apply for and initiate
rolling BLA submission for AT-GAA in Late-Onset Pompe
Disease (LOPD) in 2020.

Date Range Delayed (11/08/2019) - AnaptysBio will
continue conducting its ECLIPSE trial a randomized placebocontrolled Phase II trial in approximately 100 adult patients
with chronic rhinosinusitis with nasal polyps with top-line
data from an interim analysis expected in the first quarter
of 2020.Date Range Refined (01/15/2020) - AnaptysBio
announced that they expect interim top-line data from the
Phase II ECLIPSE trial evaluating etokimab for adult chronic
rhinosinusitis with nasal polyps in the first half of 2020.

07/01/2020-12/31/2020

AnaptysBio, Inc.

ANAB

ANB019

Psoriasis

II

Trial Data - Top-Line
Results

Date Range Delayed (12/24/2019) - AnaptysBio anticipate
topline data in the first half of 2020 for the Phase II trial in
50 patients with palmoplantar pustulosis or PPP also known
AnaptysBio expects top-line results from its Phase II trial of
as the POPLAR trial.Date Range Delayed (01/15/2020) Phase II PPP - Top-Line Results ANB019 in palmoplantar pustulosis in the second half of
AnaptysBio announced that they expect top-line data from
2019.
the Phase II POPLAR trial evaluating ANB019 for the
treatment of palmoplantar pustulosis in the second half of
2020.

07/01/2020-09/30/2020

Aprea Therapeutics, Inc.

APRE

APR-246

Myelodysplastic Syndrome
(MDS)

III

Trial Data - Top-Line
Results

Phase III - Top-Line Results

Aprea Therapeutics has commenced a pivotal Phase III trial
Date Range Refined (01/14/2020) - Aprea announced that
of APR-246 with azacitidine for frontline treatment of TP53
top-line data of the Phase III MDS trial of APR-246 are
mutant MDS and expect initial data from this trial in the
expected in Q3 2020.
second half of 2020.

Phase Ib/II w/I-O - Trial to
Start

Date Range Delayed (09/16/2019) - We await an update on
the initiation of a Phase Ib/II trial for APR-246 in the time
frame listed above.Date Range Delayed (10/24/2019) - We
Aprea Therapeutics lists that a Phase Ib/II study of APR-246
continue to await an update on the initiation of a Phase
in combination with an I-O is anticipated to start in the
Ib/II trial for APR-246 in the time frame above.Date Range
third quarter of 2019.
Delayed (01/14/2020) - Aprea announced that a Phase I
trial of APR-246 plus anti-PD therapy in solid tumors is
anticipated to start in H2 2020.

07/01/2020-12/31/2020

Now-06/30/2020

Aprea Therapeutics, Inc.

Ark Biosciences

APRE

APR-246

Myelodysplastic Syndrome
(MDS)

Ziresovir

Respiratory Syncytial Virus
(RSV)

04/01/2020-09/30/2020

Ark Biosciences

AK3280

Idiopathic Pulmonary Fibrosis
(IPF)

10/01/2020-12/31/2020

Ark Biosciences

Ziresovir

Respiratory Syncytial Virus
(RSV)

Ziresovir

Respiratory Syncytial Virus
(RSV)

10/01/2020-12/31/2020

Ark Biosciences

III

Trial Announcement Initiation

II

Trial Announcement Initiation

Phase III Pediatric - Trial to
Start

I

Trial Announcement Initiation

Phase II POC - Trial to Start

II

Trial Announcement Initiation (Emerging
Markets)

Phase III China - Trial to Start

II

Trial Announcement Initiation

Phase III - Trial to Start

Ark Biosciences expects the Phase III pediatric study of
ziresovir to start in 2019.

Date Range Delayed (12/05/2019) - Ark Biosciences
announced that its new RSV drug Ziresovir has completed
international Phase II clinical trials Proof-of-concept tests
and breakthrough results and that as a result of the data of
the Proof of Concept study Ark Biosciences is proceeding
with Phase III registration trials. As such we await an
update on trial initiation in the time frame above.New
Information (01/15/2020) - Ark Biosciences expects to
begin the global Phase III study of ziresovir in pediatric
patients by the first half of 2020.

Date Range Delayed (12/06/2019) - Ark Biosciences has not
announced additional timing expectations of a Phase II
proof-of-concept trial of AK3280 since January 2019. As
Ark Bisciences reported that a Phase II POC study of AK3280
such we await an update in the time frame listed
in IPF will start in 2019.
above.Date Range Delayed (01/15/2020) - Ark Biosciences
expects to begin a Phase II study of AK3280 in IPF in mid2020.
Date Range Refined (01/15/2020) - Ark Biosciences expects
Ark Biosciences expects the Phase III study of ziresovir in
to initiate Phase III trials globally and in China with ziresovir
China to start in 2020.
for adult patients in late 2020.
Date Range Refined (01/15/2020) - Ark Biosciences expects
Ark Biosciences expects the Phase III study of ziresovir to
to initiate Phase III trials globally and in China with ziresovir
start in 2020.
for adult patients in late 2020.
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Expected Date Range

Company

Symbol

Drug

Indication

Phase

Expected Catalyst

Catalyst Title

Analysis

01/01/2021-12/31/2021

Ark Biosciences

Ziresovir

Respiratory Syncytial Virus
(RSV)

II

Regulatory - Filing for
Approval (Emerging
Markets)

Filing for Approval - China

Ark Biosciences expects to submit a filing for Ziresovir in
pediatric indication in China in 2020.

01/01/2022-12/31/2022

Ark Biosciences

Ziresovir

Respiratory Syncytial Virus
(RSV)

II

Regulatory - NDA/BLA
Filing

NDA Filing - Pediatric

Ark Biosciences expects to submit an NDA for Ziresovir in
pediatric indication in 2021.

01/01/2023-12/31/2023

Ark Biosciences

AK3280

Idiopathic Pulmonary Fibrosis
(IPF)

I

Regulatory - NDA/BLA
Filing

NDA Filing

Ark Biosciences expects to submit an NDA for AK3280 in
2022.

Updated Analysis

Date Range Delayed (01/15/2020) - Ark Biosciences expects
to submit a filing for Ziresovir in pediatric indication in
China in 2021.
Date Range Delayed (01/15/2020) - Ark Biosciences expects
to submit an NDA for Ziresovir in pediatric indication in
2022.
Date Range Delayed (01/15/2020) - Ark Biosciences expects
to submit an NDA for AK3280 in 2023.

03/16/2020-03/31/2020

Ascendis Pharma A/S

ASND

TransCon PTH

Hypoparathyroidism

II

Trial Data - Top-Line
Results

Phase II PaTH Forward- TopLine Results

Ascendis expects top-line results for the Phase II trial in
adult HP subjects during the fourth quarter of 2019.

Date Range Delayed (11/14/2019) - Ascendis Pharma
announced that top-line data from expanded PaTH Forward
Trial is expected in first quarter of 2020.Date Range Refined
(01/13/2020) - Ascendis Pharma announced following
completion of screening of subjects in the recently
expanded Phase II PaTH Forward Trial Ascendis intends to
enroll approximately 55 subjects in the trial. The company
expects to report top-line results from the trial around the
end of March 2020 with six-month data from the openlabel extension phase expected in the third quarter of 2020.

Now-03/31/2020

Ascendis Pharma A/S

ASND

TransCon Growth
Hormone

Short Stature / Growth
Hormone Deficiency

III

Trial Announcement Initiation

Adult GHD Program to Start

Ascendis expects to begin its Adult GHD program for
TransCon in 2020.

Date Range Expedited (01/13/2020) - Ascendis Pharma
plans to submit regulatory filings to initiate a global Phase
III clinical trial in adult GHD during the first quarter of 2020.

Ascendis announced that the database for TransCon
Growth Hormone is locked for filing in the third quarter of
2019.

Date Range Delayed (03/04/2019) - Ascendis announced
that it intends to submit a Biologics License Application
(BLA) with the U.S. Food and Drug Administration for
TransCon hGH to treat pediatric GHD in the first half of
2020. Date Range Refined (01/13/2020) - Ascendis Pharma
recently held two pre-BLA meetings with the U.S. Food and
Drug Adminstration (FDA) to review its Chemistry
Manufacturing and Controls (CMC) and clinical/non-clinical
packages for TransCon hGH as a potential treatment for
pediatric GHD. The company is on track to file a Biologics
License Application with the FDA in the second quarter of
2020.

04/01/2020-06/30/2020

Ascendis Pharma A/S

ASND

TransCon Growth
Hormone

Short Stature / Growth
Hormone Deficiency

III

Regulatory - NDA/BLA
Filing

BLA Filing

10/01/2020-12/31/2020

Ascendis Pharma A/S

ASND

TransCon Growth
Hormone

Short Stature / Growth
Hormone Deficiency

III

Regulatory - MAA
Submission (Europe)

MAA Filing

Ascendis announced that it intends to submit a MAA for
TransCon hGH in the second half of 2020.

Date Range Refined (01/13/2020) - Ascendis Pharma
recently held two pre-BLA meetings with the U.S. Food and
Drug Adminstration (FDA) to review its Chemistry
Manufacturing and Controls (CMC) and clinical/non-clinical
packages for TransCon hGH as a potential treatment for
pediatric GHD. The company is on track to file a Biologics
License Application with the FDA in the second quarter of
2020. A Marketing Authorisation Application to the
European Medicines Agency is planned to follow in the
fourth quarter of 2020.

10/01/2020-12/31/2020

Ascendis Pharma A/S

ASND

TransCon Growth
Hormone

Short Stature / Growth
Hormone Deficiency

III

Trial Announcement Initiation

Phase III Japan - Trial to Start

Ascendis expects to initiate a Phase III trial with TransCon
hGH in Japan in 2020.

Date Range Refined (01/13/2020) - Ascendis Pharma plans
to submit regulatory filings to initiate a global Phase III
clinical trial in adult GHD during the first quarter of 2020
and to initiate a trial in pediatric GHD in Japan during the
fourth quarter of 2020.

Date Range Delayed (01/08/2018) - Ascendis plans to
advance TransCon PTH directly into Phase III development
in the first quarter of 2019.Date Range Delayed
(02/12/2019) - Ascendis anticipates to initiate the Phase II
Ascendis expects to file an IND for TransCon PTH in the
trial in adult HP subjects in the first quarter of 2019. As
second quarter of 2017. The study will be a combined Phase
such we assume a possible Phase III study to start in 2020I single and multiple ascending dose study in healthy
2021.Date Range Refined (06/27/2019) - Ascendis
volunteers. The pivotal program initiation is targeted for
announced the company is on track to initiate a global
2018.
Phase III trial in H2 2020. Date Range Refined (01/13/2020) Ascendis Pharma announced the company plans to submit
regulatory filings to initiate a global Phase III clinical trial in
adults with HP during the fourth quarter of 2020.

10/01/2020-12/31/2020

Ascendis Pharma A/S

ASND

TransCon PTH

Hypoparathyroidism

II

Trial Announcement Initiation

Phase III - Trial to Start

05/15/2020-06/30/2020

AstraZeneca PLC

AZN

Savolitinib

Non-Small Cell Lung Cancer
(NSCLC)

II

Trial Data - Top-Line
Results

Chi-Med announced the primary data completion for the
Phase II SAVANNAH - Top-Line
SAVANNAH Phase II study of savolitinib is anticipated in
Results
2021.

Date Range Expedited (01/15/2020) - Hutchison
MediPharma announced that they expect interim data from
the Phase II SAVANNAH trial evaluating savolitinib with
tagrisso late in the second quarter of 2020.

Now-12/31/2020

AstraZeneca PLC

AZN

Savolitinib

Non-Small Cell Lung Cancer
(NSCLC)

II

Regulatory - Filing for
Approval (Emerging
Markets)

Chinese NDA Filing - MET Exon Subject to positive Phase II outcomes Chi Med intends to
14
submit a China NDA for savolitinib in 2020.

Date Range Refined (01/09/2019) - Hutchison will
potentially file the Savolitinib NDA for the treatment of
MET Exon 14 NSCLC in China in early 2020.Date Range
Delayed (01/15/2020) - Hutchison MediPharma announced
that they expect a China New Drug Application (NDA)
submission in 2020.

III

Regulatory - NDA/BLA
Filing

Now-06/30/2020

01/25/2020-01/28/2020

Athenex, Inc.

AtriCure, Inc.

ATNX

ATRC

Oraxol

cryoICE Cryoablation
Probes

Breast Cancer

Dysrhythmia (Arrhythmia)

Approved

Trial Data - Top-Line
Results

NDA Filing

FROST Study - Top-Line
Results at STS

Athenex announced topline data showing that oral
paclitaxel and encequidar (Oral Paclitaxel) met the primary
efficacy endpoint with statistically significant improvement
over IV paclitaxel in a Phase III pivotal study in metastatic
breast cancer. The Company will be preparing their NDA
submission as soon as possible. We await an update
through the end of 2019.

Date Range Delayed (12/26/2019) - Athenex expects to
submit an NDA for Oral Paclitaxel in metastatic breast
cancer in the first quarter of 2020.Date Range Delayed
(01/15/2020) - Hanmi Pharmaceutical announced that the
NDA application for the oral anti-cancer drug Oraxol will be
submitted in the first half of 2020.

AtriCure announced that it expects to complete patient
enrollment for the FROST Study in the second half of 2018
with top-line results expected later in 2018. We await an
update in the time frame above.

Date Range Delayed (12/30/2018) - We await an update.
Date Range Delayed (02/27/2019) - We continue to await
an update.Date Range Delayed (05/29/2019) - We continue
to await an update. Date Range Delayed (09/12/2019) AtriCure announced that FROST data is being submitted to
various different journals and anticipated being presented
at a show in an abstract sometime next year. As such we
await an update in the time frame above.Date Range
Refined (01/16/2020) - AtriCure announced that the
company is submitting an abstract with data of its FROST
clinical trial of the cryoICE Cryoblation Probe to the Society
of Thoracic Surgeons (STS) conference taking place in
January 2020.

Biomedtracker/Meddevicetracker JPM Updated Catalysts - Conference Review
Expected Date Range

05/06/2020-05/09/2020

Company

AtriCure, Inc.

Symbol

ATRC

Drug

EPi-Sense Coagulation
Device

Indication

Atrial Fibrillation/Flutter

Phase

PMA

Expected Catalyst

Trial Data - Top-Line
Results

Catalyst Title

Analysis

IDE - CONVERGE 1-Year
Follow-Up Results at HRS

AtriCure said it expects to have 1-year follow-up data from
the CONVERGE trial by the end of 2018 or early 2019.

EPi-Sense Afib PMA
Supplemental Approval

AtriCure announced it has completed enrollment of the full
cohort of 153 patients in the CONVERGE IDE clinical trial.
The CONVERGE study’s primary efficacy endpoint is for
enrolled patients to be atrial fibrillation atrial tachycardia
and atrial flutter free absent class I and III anti-arrhythmic
drugs (AADs) except for a previously failed or intolerant
class I or III anti-arrhythmic drugs with no increase in
dosage following the 3-month blanking period through the
12 months’ post procedure follow-up visit. The last patient
follow-up is expected to be sometime in the third quarter of
2019 after which the company will submit final
documentation to the Food and Drug Administration and
seek a pre-market approval (PMA). We await an update on
the PMA approval decision in the time frame above.

Date Range Delayed (01/16/2020) - AtriCure announced
that the company has submitted the final PMA module for
its premarket approval application of the EPi-Sense
Coagulation device for the treatment of atrial fibrillation to
the FDA. As such we await an update on PMA approval
decision in the time frame above.

Date Range Delayed (01/16/2020) - AtriCure announced
that the company expects Pre-Market Approval (PMA)
submission of Lariat Suture Delivery Device for the
treatment of atrial fibrillation in 2022

Atrial Fibrillation/Flutter

PMA

Regulatory - PMA
Supplemental Approval
Decision

IDE

Regulatory - PMA Filing

PMA Submission

AtriCure anticipates the final Pre-Market Approval (PMA)
submission of Lariat Suture Delivery Device for the
treatment of atrial fibrillation later in 2021.

Date Range Expedited (01/15/2020) - Autolus Therapeutics
Autolus Therapeutics expects Phase I data of AUTO3 in
expects data of a Phase I study of AUTO3 for the treatment
diffuse large B-cell lymphoma (DLBCL) in the second half of
of diffuse large B-cell lymphoma (DLBCL) in the second and
2020.
fourth quarter of 2020.

Now-12/31/2020

AtriCure, Inc.

ATRC

EPi-Sense Coagulation
Device

01/01/2022-12/31/2022

AtriCure, Inc.

ATRC

Lariat Suture Delivery
Device

Atrial Fibrillation/Flutter

04/01/2020-06/30/2020

Autolus Therapeutics plc

AUTL

AUTO3

Diffuse Large B-Cell Lymphoma
I/II
(DLBCL) - NHL

Trial Data - Updated
Results

Phase I - Updated Results

12/05/2020-12/08/2020

Autolus Therapeutics plc

AUTL

AUTO4

Peripheral T-Cell Lymphoma
(PTCL) - NHL

Development
Outside U.S.

Trial Data - Top-Line
Results

Phase I/II - Top-Line Results at Autolus Therapeutics expects Phase I data of AUTO4 in
ASH
TRBC1+ Peripheral TCL in the second half of 2020.

04/01/2020-06/30/2020

AxoGen, Inc.

AXGN

Avance Nerve Graft

Neurology - Other

361 HCT/P

Trial Announcement Patient Enrollment
Completed

Phase III RECON - Patient
Enrollment Complete

Regulatory - Response to
Complete Response
NDA Resubmission
Letter

04/01/2020-06/30/2020

Bausch Health
Companies Inc.

BHC

Xipere

Uveitis (Ophthalmology)

Now-06/30/2020

Bausch Health
Companies Inc.

BHC

Rifaximin SSD

Irritable Bowel Syndrome (IBS) Preclinical

Trial Announcement Initiation

Phase II SIBO Trial to Start

07/01/2020-12/31/2020

Bausch Health
Companies Inc.

BHC

Arazlo

Acne

Progress Update Product Launch (U.S.)

Product Launch (U.S.)

Approved

Based on anticipated site start-up and historical study
Date Range Expedited (01/16/2020) - Axogen announced
enrollment Axogen expects its Phase III RECON trial of
they are on track to reach RECON enrollment of 220
Avance Nerve Graft for damage or transection to peripheral
subjects by end of the second quarter of 2020.
nerves to complete enrollment during the summer of 2020.

Clearside Biomedical plans to resubmit of the NDA for
Xipere for the treatment of uveitis in the first quarter of
2020.

Date Range Delayed (12/26/2019) - Clearside no longer
plans to conduct an additional clinical use assessment with
the SCS Microinjector. As previously disclosed the Company
plans to re-submit the XIPERE NDA in the second quarter of
2020.New Information (01/16/2020) - Clearside announced
that the company will include additional stability data with
the NDA resubmission of Xipere for the treatment of uveitis
expected during the second quarter of 2020.

Date Range Delayed (01/14/2020) - Bausch Health
Bausch announced they plan to begin patient enrollment for announced that the company expects to begin patient
their Phase II SIBO trial in the first quarter of 2020.
enrollment for its Phase II trial of rifaximin in the first half
of 2020.
Date Range Delayed (01/14/2020) - Bausch Health
Bausch announced they are planning the launch of ARAZLO announced that it expects to launch tazarotene later this
in the first half of 2020.
year. As such we await an update on product launch
through the time frame above.

Regulatory - Approval
Decision (Europe)

European Approval Decision

Waldenstrom
Macroglobulinemia (WM) /
III
Lymphoplasmacytic Lymphoma
(LPL) - NHL

Regulatory - Filing for
Approval (Emerging
Markets)

Chinese sNDA Filing

BeiGene expects to file a supplemental new drug
application (sNDA) for zanubrutinib in China for WM in the
first half of 2020.

Date Range Delayed (01/15/2020) - BeiGene expects to file
a supplemental new drug application (sNDA) for
zanubrutinib in China for WM in 2020.

Brukinsa

Chronic Lymphocytic Leukemia
(CLL)/Small Cell Lymphocytic
III
Lymphoma (SLL) - NHL

Trial Announcement Patient Enrollment
Completed

Phase III ALPINE - Patient
Enrollment Completed

BeiGene expects to complete enrollment in the Phase III
ALPINE trial of zanubrutinib in patients with
relapsed/refractory CLL/SLL in 2019 or early 2020.

Date Range Delayed (01/15/2020) - BeiGene expects to
complete enrollment in the Phase III ALPINE trial of
zanubrutinib in patients with relapsed/refractory CLL/SLL in
2020.

Brukinsa

Marginal Zone Lymphoma NHL

Trial Announcement Patient Enrollment
Completed

Phase II MAGNOLIA - Patient
Enrollment Completed

BeiGene expects to complete enrollment in the Phase II
MAGNOLIA trial of zanubrutinib in patients with
relapsed/refractory marginal zone lymphoma (MZL) in 2019
or early 2020.

Date Range Delayed (01/15/2020) - BeiGene expects to
complete enrollment in the Phase II MAGNOLIA trial of
zanubrutinib in patients with relapsed/refractory marginal
zone lymphoma (MZL) in 2020.

Phase III - GENEr8-1 Updated
Results

New Information (10/23/2019) - BioMarin expects to
present 52-week results from the Phase III GENEr8-1 study
at the end of 2020. The company anticipates providing data
from 130 subjects. BioMarin plans to review the data
generally and conduct a second interim analysis of the
GENEr8-1 study in the second quarter of 2020 before
The Company has chosen to cease development of the 4e13 sharing results from that data cut at the end of 2020.
vg/kg dose of valoctocogene roxaparvovec given the
Although the trial is open label BioMarin has implemented a
overwhelming preference by patients to be treated with the data access plan designed to significantly mirror a blinded
6e13 vg/kg dose. Enrollment continues in the GENEr8-1
trial. This restricts the release of any ongoing data to a
Phase III study and the 52 week results are anticipated at
small group of medical personnel monitoring and managing
the end of 2020.
the trial and then only to the extent necessary to perform
their monitoring responsibilities.Date Range Refined
(01/13/2020) - BioMarin Pharmaceutical announced that
they expect updated results from the Phase III 301 study of
valoctocogene roxaparvovec for the treatment of
hemophilia A between the fourth quarter of 2020 and first
quarter of 2021.

Bayer AG

BAYRY

Nubeqa

Prostate Cancer

Now-12/31/2020

BeiGene, Ltd.

BGNE

Brukinsa

Now-12/31/2020

BeiGene, Ltd.

BGNE

Now-12/31/2020

BeiGene, Ltd.

BGNE

BioMarin Pharmaceutical
BMRN
Inc.

NDA

Date Range Refined (01/15/2020) - Autolus Therapeutics
announced interim data of a Phase I trial of AUTO4 for the
treatment of TRBC1+ peripheral TCL will be presented at
the American Society of Hematology in December 2020.

Orion and Bayer announced that a marketing authorization
application (MAA) has been submitted to the European
Medicines Agency (EMA) for darolutamide for the
treatment of patients with non-metastatic castrationDate Range Refined (01/16/2020) - Bayer anticipates
resistant prostate cancer (nmCRPC). Based on an internal
regulatory approval decision for darolutamide in Europe in
analysis of the centralized European approval procedure we the second quarter of 2020.
estimate the European marketing authorization for this
drug for this indication will be granted in approximately 1117 months.

04/01/2020-06/30/2020

10/01/2020-03/31/2021

Updated Analysis

New Information (08/28/2018) - AtriCure announced it has
completed enrollment of the full cohort of 153 patients in
the CONVERGE IDE clinical trial. The CONVERGE study’s
primary efficacy endpoint is for enrolled patients to be
atrial fibrillation atrial tachycardia and atrial flutter free
absent class I and III anti-arrhythmic drugs (AADs) except
for a previously failed or intolerant class I or III antiarrhythmic drugs with no increase in dosage following the 3month blanking period through the 12 months’ post
procedure follow-up visit. The last patient follow-up is
expected to be sometime in the third quarter of 2019 after
which the company will submit final documentation to the
Food and Drug Administration and seek a pre-market
approval (PMA). We continue to await an update on the 1
year results in the time frame above.Date Range Delayed
(04/22/2019) - We await an update in the time frame
above.Date Range Delayed (06/20/2019) - We continue to
await an update in the time frame above.Date Range
Delayed (09/12/2019) - We await an update in the time
frame above.Date Range Refined (01/16/2020) - AtriCure
announced that the company plans to submit a late-breaker
abstract with data of its CONVERGE clinical trial of the EPiSense Coagulation device to the Heart Rhythm Society
(HRS) conference in May 2020.

Valoctocogene
Roxaparvovec

Hemophilia A

Approved

II

BLA

Trial Data - Updated
Results

Biomedtracker/Meddevicetracker JPM Updated Catalysts - Conference Review
Expected Date Range

Now-06/30/2020

Now-06/30/2020

Company

BioNTech AG

bluebird bio

Symbol

BNTX

BLUE

Drug

BNT211

Zynteglo

Indication

Solid Tumors

Sickle Cell Anemia

Phase

Preclinical

I

Expected Catalyst

Trial Announcement Initiation

Trial Announcement Initiation

Catalyst Title

Phase I/II - Trial to Start

Phase III HGB-210 Trial to
Start

Analysis

Updated Analysis

BioNTech intends to initiate a first-in-human Phase I/II
clinical trial for BNT211 in 2020 in solid tumors including
ovarian testicular uterine and lung cancer.

Date Range Refined (01/15/2020) - BioNTech announced
that the company plans to start a Phase I/II clinical trial of
BNT211 for the treatment of solid tumors during the first
half of 2020.

bluebird expects to begin the Phase III HGB-210 trial with
LentiGlobin in 2019.

Date Range Delayed (12/04/2019) - Bluebird bio has not
provided an update on the initiation of the Phase III trial for
lentiglobin. As such we await an update in the date range
above.Date Range Delayed (12/09/2019) - bluebird bio’s
clinical development program for LentiGlobin for SCD
includes the ongoing Phase I/II HGB-206 study and the
planned Phase III HGB-210 study which is expected to be
open and enrolling patients by early 2020. Date Range
Delayed (01/14/2020) - bluebird plans to start the Phase III
HGB-210 study of LentiGlobin for sickle cell disease in the
first half of 2020.
Date Range Delayed (12/26/2019) - bluebird announced
that based on their discussions with the FDA and EMA they
believe that they may be able to seek approval for the LentiD product candidate for the treatment of patients with
CALD on the basis of their clinical data from the ongoing
Starbeam study and the ongoing ALD-103 observational
study. They anticipate a potential first submission in 2020
for regulatory approval of their Lenti-D product candidate
for the treatment of patients with CALD.Date Range
Delayed (01/14/2020) - bluebird anticipates filing for
regulatory approval for Cerebral Adrenoleukodystrophy in
the second half of 2020.

07/01/2020-12/31/2020

bluebird bio

BLUE

Lenti-D

Adrenomyeloneuropathy
(Adrenoleukodystrophy)

II/III

Regulatory - NDA/BLA
Filing

BLA Filing

bluebird announced that it expects its first filing of Lenti-D
for the treatment of cerebral adrenoleukodystrophy in
2019.

Now-06/30/2020

Boston Scientific
Corporation

BSX

SENTINEL Cerebral
Protection System

Embolic Stroke Prevention

Approved

Trial Announcement Initiation

PROTECTED TAVR - Trial to
Start

Date Range Refined (01/14/2020) - Boston Scientific
Boston Scientific is planning a randomized controlled trial of
announced the PROTECTED TAVR study for the Sentinel
SENTINEL Cerebral Protection System for embolic stroke
Cerebral Protection System is expected to start in the first
prevention in 2020.
half of 2020.

WATCHMAN FLX Next Gen Product Launch (US)

Date Range Expedited (01/08/2019) - Boston Scientific
expects to launch the WATCHMAN FLEX LAAC device in the
U.S. in 2020.Date Range Refined (07/29/2019) - Boston
Boston Scientific announced that it anticipates launching its
Scientific announced they have a target launch of
Next Generation WATCHMAN device in the U.S. in 2020 or
WATCHMAN FLX in the United States in mid-2020.Date
2021.
Range Delayed (01/14/2020) - Boston Scientific announced
the company expects to launch the next generation
WATCHMAN FLX in the U.S. in the second half of 2020.

07/01/2020-12/31/2020

Boston Scientific
Corporation

BSX

WATCHMAN FLX

Stroke Prevention in Atrial
Fibrillation (SPAF)

Approved

Progress Update Product Launch (U.S.)

10/01/2021-12/31/2021

Boston Scientific
Corporation

BSX

ACURATE neo

Cardiac Valve Surgery

IDE

Regulatory - 510(k)/PMA
Acurate neo2 - FDA Approval
Approval Decision

Now-06/30/2020

Bristol-Myers Squibb
Company

BMY

Opdivo

Renal Cell Cancer (RCC)

Approved

Trial Data - Top-Line
Results

Phase III CheckMate 9ER - Top- Exelixis lists that results from the CheckMate 9ER pivotal
Line Results
trial are expected in the second half of 2019.

Date Range Delayed (05/01/2019) - Bristol-Myers Squibb
announced that results from the CheckMate 9ER pivotal
trial are expected in the early part of 2020. Date Range
Delayed (01/13/2020) - Bristol-Myers Squibb announced
results from the CheckMate 9ER pivotal trial are expected
in the first half of 2020.

07/01/2020-12/31/2020

Bristol-Myers Squibb
Company

BMY

Opdivo

Non-Small Cell Lung Cancer
(NSCLC)

Approved

Trial Data - Top-Line
Results

Phase III CheckMate 816 - Top- Bristol-Myers Squibb announced that it expects data from
Line Results
the Phase II CheckMate 816 study of Opdivo in 2023.

Date Range Expedited (10/07/2019) - Bristol-Myers Squibb
expects to have pCR data from its Phase III CheckMate 816
study of Opdivo for NSCLC in 2020.Date Range Refined
(01/13/2020) - Bristol-Myers Squibb expects to have pCR
data from its Phase III CheckMate 816 study of Opdivo for
NSCLC in the second half of 2020.

07/01/2020-12/31/2020

Bristol-Myers Squibb
Company

BMY

Opdivo

Bladder Cancer

Approved

Trial Data - Top-Line
Results

Phase III CheckMate 274 - Top- Bristol-Myers Squibb announced that it expects data from
Line Results
the Phase II CheckMate 274 study of Opdivo in 2020.

Date Range Refined (01/13/2020) - Bristol-Myers Squibb
expects top-line data of its Phase III CheckMate 274 pivotal
trial of Opdivo in the second half of 2020.

Boston Scientific anticipates a FDA approval decision for
Acurate neo2 TAVR in 2021.

Date Range Refined (01/14/2020) - Boston Scientific
announced the company expects an approval from the FDA
for the ACURATE neo2 TAVR at the year end of 2021.

09/01/2020-12/31/2020

Bristol-Myers Squibb
Company

BMY

BMS-986258

Solid Tumors

I/II

Trial Announcement Other

Phase I/II - Phase II to Start

Date Range Delayed (12/17/2019) - The company has not
provided an update on the initiation of the Phase II portion
Five Prime anticipates Bristol Myers Squibb to transition its of the Phase I/II trial of BMS-986258. As such we await an
TIM-3 antibody (BMS-986258) to Phase II and receive
update through January 2020.Date Range Delayed
milestone payments in 2019.
(01/16/2020) - Five Prime announced that they expect the
initiation of the Phase II portion of the BMS-986258 study
in late 2020.

07/01/2020-12/31/2020

Bristol-Myers Squibb
Company

BMY

BMS-986165

Psoriatic Arthritis (PA)

II

Trial Data - Top-Line
Results

Phase II - IM011-084 - TopLine Results

Date Range Delayed (01/13/2020) - Bristol-Myers Squibb
Bristol-Myers Squibb expects data from the Phase II IM011expects data from the Phase II IM011-084 study of its TYK2
084 study of its TYK2 program for the treatment of psoriatic
program for the treatment of psoriatic arthritis in the
arthritis in the third quarter of 2020.
second half of 2020.
Date Range Delayed (01/07/2019) - Based on the current
patient enrollment rate and future projections for the Phase
III-KALM-2 study investigating Korsuva for pruritus Cara
Cara Therapeutics expects data readouts from both the U.S. announced that it expects to report top-line data from this
(KALM-1) and global (KALM-2) Phase III trials of Korsuva in trial in the second half of 2019.Date Range Delayed
2019.
(12/27/2019) - Cara expects top-line data from Global
Phase IIItrial KALM-2 in 2020.Date Range Refined
(01/14/2020) - Vifor expects to read out data from its
KALM-2 study of Korsuva in the second quarter of 2020.

04/01/2020-06/30/2020

Cara Therapeutics, Inc.

CARA

Korsuva

Pruritus

III

Trial Data - Top-Line
Results

Phase III KALM-2 - Top-Line
Results

07/01/2020-12/31/2020

Cara Therapeutics, Inc.

CARA

Korsuva

Pruritus

III

Trial Announcement Initiation

Cara Therapeutics announced a Phase III trial of Oral
Phase III Oral Korsuva - Trial to
Korsuva for the treatment of CKD-associated pruritus is
Start
expected to initiate next year.

07/01/2020-12/31/2020

Cara Therapeutics, Inc.

CARA

Korsuva

Pruritus

III

Trial Data - Top-Line
Results

Phase II - Top-Line Results
(PBC)

Cara Therapeutics aims to have top-line data from the
ongoing Phase II trial of oral KORSUVA for the treatment of
pruritus in patients with hepatic impairment due to PBC in
2020.

07/01/2020-12/31/2020

Cara Therapeutics, Inc.

CARA

Korsuva

Pruritus

III

Trial Data - Top-Line
Results

Phase II - Top-Line Results
(AD)

Date Range Refined (01/15/2020) - Cara Therapeutics
Cara Therapeutics announced that top-line data from the
announced that top-line data from the Phase II trial of oral
Phase II trial of oral KORSUVA for the treatment of pruritus
Korsuva for the treatment of pruritus in patients with AD is
in patients with AD are expected in 2020.
expected in the second half of 2020.

04/01/2020-06/30/2020

ChemoCentryx, Inc.

CCXI

Avacopan

Renal Disease / Renal Failure

II

Trial Data - Top-Line
Results

Phase II - Top-Line Results

ChemoCentryx expects a data readout for the Phase II C3G
trial of Avacopan in early 2020.

Date Range Refined (01/15/2020) - Cara announced they
anticipate the initiation of the Phase III trial of Oral Korsuva
for the treatment of CKD-associated pruritus in the second
half of 2020.
Date Range Refined (01/15/2020) - Cara announced they
expect top-line results for the Phase II trial of oral Korsuva
for the treatment of pruritus in patients with hepatic
impairment due to PBC in the second half of 2020.

Date Range Delayed (01/15/2020) - ChemoCentryx
announced that the company expects a data readout of its
Phase II clinical trial of avacopan in the second quarter of
2020.

04/01/2020-06/30/2020

ChemoCentryx, Inc.

CCXI

CCX140

Focal Segmental
Glomerulosclerosis (FSGS)

II

Trial Data - Top-Line
Results

Date Range Refined (11/04/2019) - ChemoCentryx has
completed enrollment in the Company’s LUMINA-1 Phase II
randomized clinical trial of CCX140 an inhibitor of the
chemokine receptor known as CCR2 in patients with subPhase II - LUMINA-1 - Top-Line ChemoCentryx announced that data from its CCX140 Phase nephrotic primary Focal Segmental Glomerulosclerosis
Results
II FSGS program is expected in 2020.
(FSGS). Topline data is anticipated in the first half of
2020.Date Range Refined (01/15/2020) - ChemoCentryx
announced that the company expects a data readout of its
Phase II LUMINA-1 clinical trial of CCX140 in the second
quarter of 2020.

07/01/2020-09/30/2020

ChemoCentryx, Inc.

CCXI

Avacopan

Hidradenitis Suppurativa

IIb

Trial Data - Top-Line
Results

Phase II - Top-Line Results

ChemoCentryx expects a data readout for the Phase II HS
trial of Avacopan in early or mid-2020.

Date Range Refined (01/15/2020) - ChemoCentry
announced that the company expects a data readout of its
Phase IIb clinical trial of avacopan in the third quarter of
2020.
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Updated Analysis

Date Range Delayed (01/24/2019) - ChemoCentryx and
Vifor Fresenius Medical Care Renal Pharma announced that
in light of the upcoming availability of data from the pivotal
Phase III ADVOCATE trial they have decided to withdraw the
application for Conditional Marketing Authorization (CMA)
of avacopan for the treatment of ANCA-associated
vasculitis based on Phase II data. Efforts will now be
ChemoCentryx expects to file a New Drug Application (NDA) exclusively directed to file integrated regulatory
for Avacopan to the FDA in the first half of 2020.
submissions in 2020 with the European Medicines Agency
(EMA) and United States Food and Drug Administration
(FDA) for full (unconditional) marketing approval after the
planned release of top-line data from the Phase III
ADVOCATE clinical trial anticipated in the fourth quarter of
2019.New Information (01/15/2020) - ChemoCentryx
announced that the company expects to submit approval
applications of avacopan in 2020.

Now-12/31/2020

ChemoCentryx, Inc.

CCXI

Avacopan

Antineutrophil Cytoplasmic
Antibodies (ANCA) Associated
Vasculitis

III

Regulatory - NDA/BLA
Filing

NDA Filing

10/01/2020-12/31/2020

ChemoCentryx, Inc.

CCXI

CCX140

Focal Segmental
Glomerulosclerosis (FSGS)

II

Trial Data - Top-Line
Results

Date Range Refined (01/15/2020) - ChemoCentryx
Phase II - LUMINA-2 - Top-Line ChemoCentryx announced that data from its CCX140 Phase
announced that the company expects a data readout of its
Results
II FSGS program is expected in 2020.
Phase II LUMINA-2 trial of CCX140 at around end of 2020.

Regulatory - PDUFA for
sNDA/sBLA

Clovis announced that in mid-November 2019 the company
submitted the supplemental New Drug Application (sNDA)
for Rubraca in BRCA1/2-mutant recurrent metastatic
castrate-resistant prostate cancer. The PDUFA decision is
PDUFA for sNDA - First Review
expected in the second quarter of 2020. Assuming a priority
6-month supplemental NDA filing under PDUFA VI
guidelines the PDUFA decision should occur on May 15
2020.

New Information (01/15/2020) - Clovis Oncology
announced that the U.S. Food and Drug Administration
(FDA) has accepted the company’s supplemental New Drug
Application (sNDA) for Rubraca (rucaparib) and granted
priority review status to the application with a Prescription
Drug User Fee Act (PDUFA) date of May 15 2020.

5/15/2020 Clovis Oncology, Inc.

CLVS

Rubraca

Prostate Cancer

NDA

Rubraca

Ovarian Cancer

Approved

Trial Data - Top-Line
Results

Phase III ATHENA - Top-Line
Results

Clovis announced it expects the first readout of data from
the Phase III ATHENA study to be released in 2021.

Date Range Refined (01/13/2020) - Clovis Oncology
announced an update on ATHENA a Phase III comparative
study initiated in Q2 2018 to evaluate Rubraca
monotherapy and Rubraca+Opdivo in front-line ovarian
cancer. Clovis Oncology expects results from Rubraca
monotherapy versus placebo in all study populations in 2H
2021; results are expected from Rubraca+Opdivo versus
Rubraca in all study populations approximately one year
later or more.

Coherus BioSciences, Inc. CHRS

Biosimilar Adalimumab
(Coherus)

Psoriasis

III

Regulatory - Biosimilar
351(k) Filing

Biosimilar 351(k) Filing

Coherus BioSciences is currently preparing its biologics
license application for CHS-1420 for submission to the U.S.
Food and Drug Administration with anticipated filing in late
2019.

Date Range Delayed (11/12/2019) - Coherus expects to
complete certain development and regulatory objectives to
support a BLA filing for CHS-1420 in 2020.Date Range
Delayed (01/14/2020) - Coherus BioSciences is planning to
file a biosimilar biologics license application (BLA) for CHS1420 to the U.S. Food and Drug Administration in 2021.

01/01/2021-12/31/2021

Coherus BioSciences, Inc. CHRS

Biosimilar Adalimumab
(Coherus)

III

Regulatory - Biosimilar
351(k) Filing

Biosimilar 351(k) Filing

Coherus BioSciences is currently preparing its biologics
license application for CHS-1420 for submission to the U.S.
Food and Drug Administration with anticipated filing in late
2019.

Date Range Delayed (11/12/2019) - Coherus expects to
complete certain development and regulatory objectives to
support a BLA filing for CHS-1420 in 2020.Date Range
Delayed (01/14/2020) - Coherus BioSciences is planning to
file a biosimilar biologics license application (BLA) for CHS1420 to the U.S. Food and Drug Administration in 2021.

04/01/2020-09/30/2020

Constellation
Pharmaceuticals, Inc.

CNST

CPI-0610

Myelofibrosis (MF)

I/II

Trial Announcement Initiation

Phase III - Trial to Start

Constellation Pharmaceuticals announced that the
company has started planning for a randomized activecontrolled pivotal Phase III clinical trial studying the
combination of CPI-0610 and ruxolitinib versus ruxolitinib
and placebo in JAK-inhibitor-naïve patients with MF. The
Company expects this clinical trial to start in 2020.

Date Range Refined (01/13/2020) - Constellation
Pharmaceuticals announced that they expect the initiation
of the Phase III clinical trial of CPI-0610 for the treatment of
myelofibrosis in the middle of 2020.

07/01/2020-12/31/2020

Constellation
Pharmaceuticals, Inc.

CNST

CPI-0209

Solid Tumors

I/II

Progress Update Development Review

Program Update

Constellation plans to provide an update on the CPI-0209
program for solid tumors in the second half of 2020.

New Information (01/13/2020) - Constellation
Pharmaceuticals announced that they expect to provide the
recommended Phase II dose (RP2D) from the Phase I/II
study of CPI-0209 in solid tumors and initiate the Phase II
part of the trial in the second half of 2020.

Now-12/31/2020

CSL Limited

CSL:AU

CSL112

Atherosclerosis

III

Trial Data - Top-Line
Results

Phase III - Top-Line Results

CSL expects to have interim efficacy data from its Phase III
AEGIS-II study of CSL112 by April 2021.

Date Range Expedited (01/13/2020) - The company expects
the first futility analysis for the Phase III AEGIS-II study of
CSL112 in 2020.

AstraZeneca reported that data for the Phase II DESTINYGastric01 trial is expected in 2020.

Date Range Refined (07/25/2019) - AstraZeneca expects to
see results from the Phase II DESTINY-Gastric01 trial of
trastuzumab deruxtecan in advanced/refractory metastatic
HER2+ gastric cancer in the first half of 2020.Date Range
Refined (01/13/2020) - Daiichi Sankyo announced that topline results are expected from the Phase II DESTINYGastric01 trial of trastuzumab deruxtecan in
advanced/refractory metastatic HER2+ gastric cancer in the
fourth quarter of their fiscal year 2019 (January to March
2020).

07/01/2021-12/31/2021

Clovis Oncology, Inc.

01/01/2021-12/31/2021

CLVS

Rheumatoid Arthritis (RA)

Now-03/31/2020

Daiichi Sankyo Co., Ltd.

DSKYF

Enhertu

Gastric Cancer

Development
Outside U.S.

Trial Data - Top-Line
Results

Phase II DESTINY-Gastric01 Top-Line Results

04/01/2020-09/30/2020

Daiichi Sankyo Co., Ltd.

DSKYF

Enhertu

Breast Cancer

Approved

Regulatory - MAA
Submission (Europe)

MAA Submission (Europe)

07/01/2020-12/31/2020

Deciphera
Pharmaceuticals, Inc.

DCPH

DCC-3116

Solid Tumors

Preclinical

Regulatory - IND Filing

IND Filing

Now-06/30/2020

Denali Therapeutics Inc.

DNLI

DNL310

Mucopolysaccharidosis II (MPS
IND
II; Hunter Syndrome)

Trial Announcement Initiation

Phase I/II - Trial to Start

Date Range Refined (01/14/2020) - Denali announced that
it submitted an IND for DNL310 for Hunter syndrome. If
Denali announced that a Phase I/II patient study of DNL310
Denali receives clearance of the IND it intends to initiate a
in Hunter Syndrome is planned for 2020.
Phase I/II clinical trial of DNL310 in patients with Hunter
syndrome in the first half of 2020.

04/01/2020-09/30/2020

Denali Therapeutics Inc.

DNLI

DNL151

Parkinson's Disease (PD)

Trial Data - Top-Line
Results

Phase Ib - Top-Line Results

Denali Therapeutics announced initiation of dosing in a
Phase Ib clinical study of LRRK2 inhibitor DNL151 in patients
with Parkinson’s disease. Data readout from this study is
expected to be presented in early 2020.

7/8/2020

Eagle Pharmaceuticals,
Inc.

EGRX

Ryanodex

Neurology - Other

I

NDA

Regulatory PDUFA for NDA - Second
PDUFA/Approval Decision
Review
(US)

Date Range Delayed (01/13/2020) - Daiichi Sankyo plan to
Daiichi Sankyo anticipates a Europe MAA submission for DS- submit a European MAA for Enhertu in HER2 positive
8201 in breast cancer during the first half of 2020.
metastatic breast cancer in the first half of their fiscal year
2020 (April to September 2020).
Deciphera is currently conducting IND-enabling studies for
Date Range Delayed (01/13/2020) - Deciphera expects to
DCC-3116 and pending favorable results expects to file an
file an IND for DCC-3116 in the second half of 2020.
IND in mid-2020.

Date Range Delayed (01/14/2020) - Denali announced final
data readout from the Phase Ib trial of DNL151 for the
treatment of Parkinson's Disease is expected to be
presented mid-2020.

Eagle Pharmaceuticals announced that the Company has
resubmitted its New Drug Application (NDA) for RYANODEX
(dantrolene sodium for injectable suspension) for the
treatment of exertional heat stroke (EHS) in addition to
body cooling to the U.S. Food and Drug Administration
Exact Date (01/15/2020) - Eagle announced that it received
(FDA). Eagle believes that this submission addresses the
a PDUFA date for Ryanodex for heat stroke on July 8 2020.
Complete Response Letter received in July 2017. A
Prescription Drug User Fee Act (PDUFA) date of six months
is anticipated for this class of resubmissions. Assuming a
Class II resubmission the PDUFA decision should occur in 6
months.
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Eagle intends to begin a pilot study shortly in healthy
female volunteers to evaluate the pharmacokinetics and
safety of its novel formulation.

07/01/2020-12/31/2020

Eagle Pharmaceuticals,
Inc.

EGRX

EA-114

Breast Cancer

I

Trial Announcement Initiation

Pivotal Trial to Start

04/01/2020-09/30/2020

Eli Lilly & Company

LLY

NKTR-358

Systemic Lupus Erythematosus
I
(SLE)

Trial Announcement Initiation

Nektar announced that the multiple-ascending dose Phase
Phase IIb Dose-Ranging - Trial Ib study of NKTR-358 in lupus patients is continuing and
to Start
based on its completion later this year Lilly has plans to
initiate a Phase IIb dose-ranging lupus study early in 2020.

Now-06/30/2020

Endologix, Inc.

ELGX

Nellix Endovascular
Aortic Aneurysm
Aneurysm Sealing System

PMA

Trial Announcement Patient Enrollment
Completed

EVAS2 Patient Enrollment
Completion

Now-06/30/2020

Endologix, Inc.

ELGX

Nellix Endovascular
Aortic Aneurysm
Aneurysm Sealing System

PMA

Trial Announcement Initiation

ChEVAS Trial Initiation

01/01/2021-12/31/2021

Endologix, Inc.

ELGX

Ovation Alto System

Aortic Aneurysm

PMA

Regulatory - Approval
Decision (Japan)

Approval Decision (Japan)

10/01/2021-04/30/2022

Endologix, Inc.

ELGX

Nellix Endovascular
Aortic Aneurysm
Aneurysm Sealing System

PMA

Regulatory - PMA
Approval Decision

Nellix 3.5 Approval Decision

01/01/2022-12/31/2022

Endologix, Inc.

ELGX

Nellix Endovascular
Aortic Aneurysm
Aneurysm Sealing System

PMA

Progress Update Product Launch (U.S.)

Product Launch (US) - Nellix
EVAS System

Endologix announced that it expects to complete patient
enrollment in the EVAS2 study in the fourth quarter of
2018.

Updated Analysis

Date Range Delayed (10/31/2019) - Eagle Pharmaceuticals
has not announced additional timing expectations for the
initiation of the pilot study in healthy female volunteers to
evaluate the pharmacokinetics and safety of its novel
formulation. As such we await an update in the time frame
listed above.Date Range Delayed (12/09/2019) - Eagle
Pharmaceuticals announced that the Company has
commenced dosing in a pilot clinical study to assess the
unique characteristics of its fulvestrant product candidate
which has the potential to enhance estrogen receptor (ER)
inhibition and improve patient outcomes. The results of the
pilot study will inform the design of the Company’s pivotal
trial which Eagle expects to commence in 2020.Date Range
Refined (01/15/2020) - Eagle expects to initiate the
registration trial of EA-114 for breast cancer in the second
half of 2020.

Date Range Delayed (01/13/2020) - Nektar announced that
Lilly plans to initiate the Phase II NKTR-358 study for lupus
in mid-2020.

Date Range Delayed (08/10/2018) - Endologix announced
that the company is updating its timeline to enroll the EVAS
II study beyond year-end 2018 due to slower than
anticipated site activation which slowed the overall
enrollment ramp. The company now anticipates finishing
enrollment in the trial in the first half of 2019. Date Range
Delayed (10/02/2018) - Endologix announced it expects the
EVAS2 study to complete its enrollment between the
second and third quarters of 2019.Date Range Delayed
(09/25/2019) - Endologix announced enrollment for the
EVAS2 trial is currently at 70%. Expected completion of
enrollment is quarter four of 2019.Date Range Delayed
(12/03/2019) - Endologix announced enrollment for the
EVAS2 trial is expected in early 2020.Date Range Delayed
(01/16/2020) - Endologix announced enrollment for the
EVAS2 trial is expected in the first half of 2020.

New Information (04/05/2018) - Endologix announced that
the company is planning an initial submission to the U.S.
Food and Drug Administration (FDA) in the first quarter of
2018 and hopes to be in a position to enroll the first IDE
patient in the third quarter of 2018. Date Range Delayed
(08/10/2018) - Endologix announced that the company has
an ongoing collaborative dialogue with the FDA over the
trial design for the ChEVAS IDE study. Endologix stated that
this is an entirely new therapy where trial design needs
particularly careful consideration. Given these realities
Endologix is updating its timeline and now expects to be
able to enroll the first patient in the ChEVAS IDE study in
the first half of 2019. Date Range Delayed (07/01/2019) Endologix announced that it expects to enroll the first
We await an update.Date Range Delayed (08/08/2019) patient in the ChEVAS study in the third quarter of 2018.
Endologix expects approval for the ChEVAS IDE and to begin
enrollment in 2019.New Information (08/09/2019) Endologix announced that it has received Investigational
Device Exemption (IDE) approval from the United States
Food and Drug Administration (FDA) to commence a new
pivotal study to evaluate the safety and effectiveness of the
Nellix Chimney EndoVascular Aneurysm Sealing System
(ChEVAS) for the endovascular treatment of complex
abdominal aortic aneurysms (AAA). As such we await an
update on trial initiation in the time frame above.Date
Range Delayed (12/03/2019) - Endologix announced the
company is ramping up activities for ChEVAS which the
company plans to enroll the first patient in early 2020.Date
Range Delayed (01/16/2020) - Endologix announced the
Date Range Delayed (01/16/2020) - Endologix announced it
Endologix announced it plans to receive an approval
plans to receive an approval decision in Japan for its
decision in Japan for its Ovation Alto device in mid-2020.
Ovation Alto device in 2021.
Date Range Delayed (01/16/2020) - Endologix announced it
Endologix announced it expects to receive U.S. Food and
expects to receive U.S. Food and Drug Administration (FDA)
Drug Administration (FDA) approval for its Nellix 3.5 system
approval for its Nellix 3.5 system in late 2021 through early
in 2021.
2022.
Date Range Delayed (01/12/2016) - Endologix announced
that it expects to receive PMA approval for Nellix around
the end of 2016 or early 2017. The company expects the
launch to occur around the same time frame.Date Range
Delayed (08/08/2016) - Endologix announced that in July
the company completed its 100-day PMA meeting with the
FDA. The company said it remains confident in the
approvability of Nellix. Endologix said the FDA has
requested additional information related to the PMA
submission and also indicated that the company might need
to go to an Advisory Committee Panel given the novelty of
EVAS compared to traditional EVAR. If the FDA does not
require a panel the company said it still believes it's
Endologix announced it plans to launch Nellix in the United possible to receive PMA approval in the first quarter of
States in late 2016.
2017. If a panel is required the company said it believes
that it pushes out the potential PMA approval into the third
quarter of 2017. The company has also reiterated that the
product the company is pursuing PMA approval for is the
original Nellix device which was originally used in the IDE
study. The enhanced version with updates to the device and
delivery system is expected to be approved via a
supplemental PMA following approval of the original Nellix
device. Until the company provides further update on the
FDA decision regarding the Advisory Committee Panel we
are estimating approval during Q1 2017. Assuming a Q1
2017 approval we expect the launch in the time frame
above.Date Range Delayed (11/16/2016) - Endologix
announced that the Company is expecting to receive PMA

Now-03/31/2020

Esperion Therapeutics,
Inc.

ESPR

ETC-1002/Ezetimibe FDC

Dyslipidemia /
Hypercholesterolemia

NDA

Regulatory - CHMP
CHMP Opinion
(European Panel) Results

Daiichi Sankyo and Esperion Therapeutic also announced
the validation of the Marketing Authorisation Application
(MAA) for bempedoic acid and the bempedoic acid /
ezetimibe fixed dose combination tablet by the European
Medicines Agency (EMA). The MAAs for bempedoic acid
and the bempedoic acid / ezetimibe combination tablet
were submitted to the EMA on February 11 2019. Based on
an internal analysis of the centralized European approval
procedure we estimate the European marketing
authorization for this drug for this indication will be granted
in approximately 11-17 months. As the approval decision is
normally issued 67 days from adoption of a positive
Committee for Medicinal Products for Human Use (CHMP)
opinion we then estimate the CHMP opinion to occur
between November 2019 and May 2020.

Now-03/31/2020

Esperion Therapeutics,
Inc.

ESPR

ETC-1002/Ezetimibe FDC

Dyslipidemia /
Hypercholesterolemia

NDA

Progress Update Product Launch (U.S.)

Esperion announced that pending FDA approval the
Date Range Refined (01/15/2020) - Esperion announced
company plans to launch bempedoic acid/ezetimibe FDC in that the company expects to launch bempedoic
2020.
acid/ezetimibe FDC in the US in the first quarter of 2020.

Product Launch (US)

Date Range Refined (11/06/2019) - Esperion Therapeutics is
anticipating the European Commission marketing
authorisation decision for the bempedoic acid / ezetimibe
combination tablet in the second quarter of 2020. As the
approval decision is normally issued 67 days from adoption
of a positive Committee for Medicinal Products for Human
Use (CHMP) opinion we then estimate the CHMP opinion to
occur between February 2020 and April 2020.Date Range
Expedited (01/15/2020) - Esperion announced that the
Committee for Medicinal Products for Human Use opinion
bempedoic acid / ezetimibe combination tablet is
anticipated in Q1 2020.
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Date Range Refined (11/06/2019) - Esperion Therapeutics is
anticipating the European Commission marketing
authorisation decision for bempedoic acid in the second
quarter of 2020. As the approval decision is normally issued
67 days from adoption of a positive Committee for
Medicinal Products for Human Use (CHMP) opinion we then
estimate the CHMP opinion to occur between February
2020 and April 2020.Date Range Expedited (01/15/2020) Esperion announced that the Committee for Medicinal
Products for Human Use opinion for bempedoic acid is
anticipated in Q1 2020.

Now-03/31/2020

Esperion Therapeutics,
Inc.

ESPR

ETC-1002

Dyslipidemia /
Hypercholesterolemia

NDA

Regulatory - CHMP
CHMP Opinion
(European Panel) Results

Daiichi Sankyo and Esperion Therapeutic announced the
validation of the Marketing Authorisation Application
(MAA) for bempedoic acid and the bempedoic acid /
ezetimibe fixed dose combination tablet by the European
Medicines Agency (EMA). The MAAs for bempedoic acid
and the bempedoic acid / ezetimibe combination tablet
were submitted to the EMA on February 11 2019. Based on
an internal analysis of the centralized European approval
procedure we estimate the European marketing
authorization for this drug for this indication will be granted
in approximately 11-17 months. As the approval decision is
normally issued 67 days from adoption of a positive
Committee for Medicinal Products for Human Use (CHMP)
opinion we then estimate the CHMP opinion to occur
between November 2019 and May 2020.

02/22/2020-03/31/2020

Esperion Therapeutics,
Inc.

ESPR

ETC-1002

Dyslipidemia /
Hypercholesterolemia

NDA

Progress Update Product Launch (U.S.)

Esperion announced that pending FDA approval the
company plans to launch bempedoic acid in 2020.

Date Range Refined (01/15/2020) - Esperion announced
that the company expects to launch bempedoic acid in the
US in the first quarter of 2020.

The Phase III CLEAR cardiovascular outcomes trial of ETC1002 is expected to have top-line results in 2022.

New Information (09/05/2019) - Esperion announced the
completion of patient enrollment in the CLEAR
Cardiovascular Outcomes Trial of bempedoic acid. The trial
is designed to evaluate whether treatment with bempedoic
acid reduces the risk of cardiovascular events in patients
with statin intolerance (or statin averse) who have
cardiovascular disease or are at high risk for cardiovascular
disease. CLEAR Outcomes is an event-driven trial and will
conclude once the predetermined number of major adverse
cardiac events (MACE) endpoints occur. Based on estimated
cardiovascular event rates the company expects to meet
the target number of events in the second half of 2022. We
continue to await an update on top-line results from the
study in the time frame above.Date Range Refined
(01/15/2020) - Esperion announced that top-line results of
the Phase III CLEAR Outcomes trial of ETC-1002 are
expected in H2 2022.

07/01/2022-12/31/2022

Now-06/30/2020

Esperion Therapeutics,
Inc.

Exelixis, Inc.

ESPR

EXEL

ETC-1002

Cabometyx / Cometriq

Dyslipidemia /
Hypercholesterolemia

Renal Cell Cancer (RCC)

NDA

Approved

Trial Data - Top-Line
Results

Trial Data - Top-Line
Results

Product Launch (US)

Phase III CLEAR CVOT - Topline Results

Phase III CheckMate 9ER - Top- Exelixis lists that results from the CheckMate 9ER pivotal
Line Results
trial are expected in the second half of 2019.

Date Range Delayed (05/14/2019) - Ipsen announced that
the Phase III CheckMate 9ER trial in combination with
nivolumab for first-line renal cell cancer top-line results are
expected in the first half of 2020.Date Range Refined
(08/01/2019) - Results from the CheckMate 9ER trial
evaluating the combination of cabozantinib and nivolumab
versus sunitinib in patients with previously untreated
advanced or metastatic RCC are expected in early
2020.Date Range Delayed (01/14/2020) - Bristol-Myers
Squibb (BMS) and Exelixis anticipate results from
CheckMate 9ER the Phase III pivotal trial evaluating
cabozantinib in combination with nivolumab in previously
untreated advanced or metastatic renal cell carcinoma
(RCC) in the first half of 2020.
Date Range Delayed (01/14/2020) - Exelixis announced that
in 2020 based on emerging data from the COSMIC-021 trial
Exelixis and its collaboration partner Roche expect to
initiate three new pivotal trials of cabozantinib in
combination with atezolizumab under the companies’
expanded clinical development collaboration announced on
December 19 2019. The clinical program which Roche and
Exelixis will co-fund is expected to include three Phase III
pivotal trials in advanced NSCLC mCRPC and RCC.
Additional details will be provided when the individual trials
are initiated.

Now-12/31/2020

Exelixis, Inc.

EXEL

Cabometyx / Cometriq

Solid Tumors

II

Trial Announcement Initiation

Phase III - Trials to Start

Exelixis announced a collaboration agreement with Roche
to evaluate cabozantinib in combination with atezolizumab
in patients with locally advanced or metastatic solid
tumors. The clinical program is expected to include three
Phase III pivotal trials in advanced non-small cell lung
cancer (NSCLC) castration-resistant prostate cancer (CRPC)
and renal cell carcinoma (RCC).

04/01/2020-06/30/2020

G1 Therapeutics, Inc.

GTHX

Trilaciclib

Small Cell Lung Cancer (SCLC)

NDA

Regulatory - Rolling
NDA/BLA Completion

Rolling NDA Completed

G1 expects to initiate a rolling NDA submission for
Trilaciclib for SCLC in the fourth quarter of 2019 and
expects to complete in the second quarter 2020.

New Information (01/14/2020) - G1 Therapeutics
announced that the company initiated a rolling NDA
submission for Trilaciclib for the treatment of Small Cell
Lung Cancer (SCLC) in the fourth quarter of 2019. G1
expects to complete the submission in the second quarter
2020.

10/01/2020-12/31/2020

G1 Therapeutics, Inc.

GTHX

Trilaciclib

Colorectal Cancer (CRC)

Preclinical

Trial Announcement Initiation

Phase III CRC to Start

G1 expects to initiate a Phase III trial of Trilaciclib for the
treatment of mCRC in the second half of 2020.

Date Range Refined (11/05/2019) - G1 Therapeutics
announced the Company plans to initiate a clinical trial of
trilaciclib in colorectal cancer in 2020.Date Range Refined
(01/14/2020) - G1 Therapeutics announced the Company
plans to initiate a clinical trial of trilaciclib in colorectal
cancer in the fourth quarter of 2020.

Now-06/30/2020

Gilead Sciences, Inc.

GILD

Filgotinib

Ulcerative Colitis (UC)

III

Trial Data - Top-Line
Results

Phase III - Top-Line Results

Gilead expects to have an interim analysis from the Phase
III study of Filgotinib in UC in the first half of 2018.

Date Range Delayed (06/29/2018) - Gilead and Galapagos
announced that an independent Data Monitoring
Committee (DMC) conducted a planned interim futility
analysis of the filgotinib Phase IIb/III ulcerative colitis study
SELECTION after 350 patients completed the induction
period in the Phase IIb portion of the study. We await an
update on the top-line results.Date Range Delayed
(12/28/2018) - We continue to await an update.Date Range
Delayed (03/30/2019) - Gilead announced that data for the
Phase III study of filgotinib in ulcerative colitis is expected in
the second quarter of 2020.Date Range Expedited
(01/13/2020) - Gilead announced Phase III data of filgotinib
for ulcerative colitis is expected in the first half of 2020.

III

Trial Announcement Patient Enrollment
Completed

Phase III DIVERSITY - Patient
Enrollment Completed

Gilead expect to complete enrollment of the Phase III
DIVERSITY study of Filgotinib in Crohn's disease in the
second half of 2019.

Date Range Delayed (04/29/2019) - Gilead expect to
complete enrollment of the Phase III DIVERSITY study of
Filgotinib in Crohn's disease in the third quarter of
2020.Date Range Delayed (01/16/2020) - Gilead expect to
complete enrollment of the Phase III DIVERSITY study of
Filgotinib in Crohn's disease at year-end 2020.

Trial Data - Top-Line
Results

Phase III ZUMA-7 - Top-Line
Results

Gilead announced that data is expected from the Phase III
ZUMA-7 study of comparing Yescarta to the standard of
care in second-line treatment of DLBCL in 2020.

Date Range Refined (01/13/2020) - Gilead expects Phase III
2L DLBCL data evaluating Axi-cel in the second half of 2020.

10/01/2020-12/31/2020

Gilead Sciences, Inc.

GILD

Filgotinib

Crohn's Disease

07/01/2020-12/31/2020

Gilead Sciences, Inc.

GILD

Yescarta

Diffuse Large B-Cell Lymphoma
Approved
(DLBCL) - NHL

Now-06/30/2020

Now-06/30/2020

GlaxoSmithKline plc

GlaxoSmithKline plc

GSK

GSK

Zejula

Zejula

Ovarian Cancer

Ovarian Cancer

Approved

Regulatory - sNDA/sBLA
Filing

sNDA Filing (First-Line) PRIMA Results

Date Range Expedited (10/30/2019) - GlaxoSmithKline
expects to file for US regulatory approval for Zejula based
on the PRIMA study before the end of 2019.Date Range
GSK anticipates regulatory submissions for Zejula as firstDelayed (12/31/2019) - The company has not provided an
line treatment for ovarian cancer in the first half of 2020
update on the filing for Zejula based on PRIMA data since
pending the results of the Phase III PRIMA study of Zejula in October 2019. As such we await an update in the time
ovarian cancer patients.
frame above.Date Range Delayed (01/14/2020) - GSK
expects to use data from the PRIMA study for a label
expansion for Zejula in ovarian cancer later in 2020. We
await an update in the time frame above.

Approved

Regulatory - Filing for
Approval (Emerging
Markets)

Supplemental Filing (China)
(First-Line)

Zai Lab announced that the company anticipates filing a
supplemental NDA for ZEJULA (niraparib) with the NMPA as
a first-line monotherapy maintenance treatment of
platinum-responsive ovarian cancer patients soon after
GlaxoSmithKline (GSK) files with the relevant global health
authorities. We await an update through the first half of
2020.

New Information (01/14/2020) - Zai Lab announced that
the company anticipates filing a supplemental NDA for
ZEJULA (niraparib) with the NMPA as a first-line
monotherapy maintenance treatment of platinumresponsive ovarian cancer patients soon after
GlaxoSmithKline (GSK) files with the relevant global health
authorities in the first half of 2020.
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Company

Symbol

Drug

Indication

Phase

Expected Catalyst

Catalyst Title

Analysis

Updated Analysis

Now-03/31/2020

Global Blood
Therapeutics, Inc.

GBT

Oxbryta

Sickle Cell Anemia

Approved

Trial Announcement Initiation

Global Blood Therapeutics announced that a transcranial
doppler (TCD) post-approval confirmatory study design has
Phase IV - HOPE-KIDS 2 Study been confirmed with the FDA to include ages 2-15 with TCD
to Start
velocity 170-199 cm/sec. This would convert voxelotor to a
full approval (adults and children). The study is expected to
initiate in Q4 2019.

01/01/2021-06/30/2021

Global Blood
Therapeutics, Inc.

GBT

Inclacumab

Sickle Cell Anemia

Preclinical

Trial Announcement Initiation

Pivotal Trial to Start

Global Blood anticipates to start a clinical trial for
Inclacumab in patients with sickle cell disease in 2021.

Date Range Refined (01/14/2020) - Global Blood anticipates
to start a clinical trial for Inclacumab in patients with sickle
cell disease in the first half of 2021.

01/01/2021-06/30/2021

Gritstone Oncology, Inc.

GRTS

SLATE-001

Solid Tumors

I/II

Trial Announcement Trial Completion

Phase I - Trial Completed

Gritstone Oncology announced that the company’s clinicalstage immunotherapies GRANITE and SLATE have studies
that are on-track for completion in 2020 with data expected
in mid-2020.

Date Range Delayed (01/16/2020) - Gritstone Oncology
announced that Phase II of the SLATE trial in advanced
tumor types is expected to begin in H2 2020. We await an
update on trial completion through H1 2021.

01/01/2021-06/30/2021

Gritstone Oncology, Inc.

GRTS

GRANITE-001

Solid Tumors

II

Trial Announcement Trial Completion

Phase I/II - Trial Completed

Gritstone Oncology announced that the company’s clinicalstage immunotherapies GRANITE and SLATE have studies
that are on-track for completion in 2020 with data expected
in mid-2020.

Date Range Delayed (01/16/2020) - Gritstone Oncology
announced that Phase II of the GRANITE trial in advanced
tumor types is expected to begin in H2 2020. We await an
update on trial completion through H1 2021.

sNDA Filing

Date Range Refined (01/08/2019) - GW Pharmaceuticals
plans to file an sNDA for Epidiolex for the treatment of
Tuberous Sclerosis Complex (TSC) in the fourth quarter of
2019.Date Range Delayed (11/05/2019) - GW
GW expects to submit regulatory applications in 2019 for
Pharmaceuticals announced that an sNDA for Epidiolex in
Epidiolex in tuberous sclerosis complex in both the U.S. and tuberous sclerosis complex is expected to be filed with the
Europe subject to trial results.
FDA in early 2020.Date Range Refined (01/14/2020) - GW
Pharmaceuticals expects a sNDA submission for Epidiolex in
the first quarter of 2020 for tuberous sclerosis complex
(TSC). They expect to receive a priority review enabling an
approval decision in the middle of 2020.

IND Filing (US)

Date Range Delayed (12/26/2018) - GW announced the
company expects to hold a meeting with the FDA in
December 2018 to determine the optimal regulatory
pathway for Sativex in the U.S. As such we await an IND
filing through February 2019.Date Range Delayed
(02/28/2019) - GW announced that the company met with
the FDA in December 2018 to discuss the optimal
regulatory pathway for U.S. approval of Sativex and are now
GW expects to file an IND for Sativex for a pivotal US Phase
in the process of planning a Phase III clinical trial which the
III study in the second half of 2018.
company expects to commence in the fourth quarter of
2019. As such we expect an update on the IND filing in the
time frame above.Date Range Delayed (10/03/2019) - The
company has not provided an update on the IND filing for
the Phase III clinical trial. As such we await an update on
the IND filing in the date range above.Date Range Delayed
(01/14/2020) - A Phase III trial protocol has been finalized
for a Nabiximols trial to commence in the first half of 2020.

Now-03/31/2020

Now-06/30/2020

Now-06/30/2020

Now-12/31/2020

GW Pharmaceuticals plc

GW Pharmaceuticals plc

GW Pharmaceuticals plc

GW Pharmaceuticals plc

GWPH

GWPH

GWPH

GWPH

Epidiolex

Nabiximols

Nabiximols

GWP42003

Tuberous Sclerosis Complex
(TSC)

Neuromuscular Spasm and
Spasticity

Neuromuscular Spasm and
Spasticity

Neurology - Other

III

III

III

I

Regulatory - sNDA/sBLA
Filing

Regulatory - IND Filing

Trial Announcement Initiation

Trial Announcement Initiation

Date Range Refined (03/31/2019) - GW Pharmaceuticals
reported that an FDA meeting for Sativex in December 2018
resulted in regulatory pathway in the U.S. A single Phase III
pivotal study is expect to commence in the fourth quarter
of 2019.Date Range Delayed (11/05/2019) - GW
Pharmaceuticals announced that the clinical program for
Sativex in multiple sclerosis spasticity is expected to
commence in the first quarter of 2020.Date Range Delayed
(01/14/2020) - A Phase III trial protocol has been finalized
for a Nabiximols trial to commence in the first half of 2020.

Phase III MS - Trial to Start

GW Pharmaceuticals lists that a Phase III MS study of
Sativex is anticipated to start in the second half of 2019.

Phase Ib - Trial to Start

Date Range Refined (11/06/2019) - The Neonatal HypoxicIschemic Encephalopathy (NHIE) intravenous CBD program
Phase Ib safety study in patients is expected to commence
GW Pharmaceuticals lists that a Phase II trial of GWP42003
in Q4 2019.Date Range Delayed (12/24/2019) - We
for the treatment of Neonatal Hypoxic-Ischemic
continue to await an update through the first half of
Encephalopathy is anticipated to initiate in the second half
2020.Date Range Delayed (01/14/2020) - The Neonatal
of 2019.
Hypoxic-Ischemic Encephalopathy (NHIE) intravenous CBD
program Phase Ib safety study in patients is expected to
commence in 2020.
Date Range Delayed (09/16/2019) - Lundbeck announced a
definitive agreement for Lundbeck to acquire Alder. If the
BLA submission for eptinezumab is accepted and the FDA
grants approval of eptinezumab the U.S. launch is
anticipated in 2020.Date Range Refined (01/15/2020) - H.
Lundbeck plans to launch eptinezumab in the U.S. in the
first half of 2020 specifically March or April.
Date Range Delayed (01/15/2020) - Horizon announced
that the Krystexxa Phase II MIRROR RCT trial top-line data
are expected in 2021.

Eptinezumab

Migraine and Other Headaches BLA

Progress Update Product Launch (U.S.)

Product Launch (U.S.)

Alder announced if the BLA submission for eptinezumab is
accepted and the FDA grants approval of eptinezumab
Alder will be on track for a Q1 2020 commercial launch.

Horizon Therapeutics plc HZNP

Krystexxa

Gout

Approved

Trial Data - Top-Line
Results

Phase II MIRROR - Top-Line
Results

Horizon reported that the Krystexxa MIRROR trial data is
expected in 2020 and beyond. As such we await an update
in the time frame above.

Horizon Therapeutics plc HZNP

Krystexxa

Gout

Approved

Regulatory - sNDA/sBLA
Filing

sNDA Filing (MIRROR)

Date Range Delayed (01/15/2020) - Horizon announced
Horizon reported that the Krystexxa MIRROR trial submision that the Krystexxa Phase II MIRROR RCT trial top-line data
is expected in 2020 and beyond. As such we await an
are expected in 2021. Following the MIRROR RCT readout
update in the time frame above.
the company expects the potential to expand the label. We
await an update through the first quarter of 2022.

03/01/2020-04/30/2020

H. Lundbeck A/S

01/01/2021-12/31/2021

01/01/2021-03/31/2022

HLUKF

04/01/2020-09/30/2020

Hutchison China
MediTech Limited

HCM

Fruquintinib

Colorectal Cancer (CRC)

Approved in other Trial Announcement than U.S./E.U.
Initiation

04/01/2020-06/30/2020

IDEAYA Biosciences, Inc.

IDYA

IDE196

Solid Tumors

I/II

Now-03/31/2020

Date Range Delayed (12/24/2019) - We await an update in
the time frame above.Date Range Delayed (01/14/2020) Global Blood Therapeutics announced that they expect to
enroll the first patient in HOPE-KIDS 2 study in the first
quarter of 2020.

Idera Pharmaceuticals,
Inc.

IDRA

Tilsotolimod

Melanoma

III

Trial Announcement Initiation

Trial Announcement Patient Enrollment
Completed

New Information (09/25/2019) - Chi-Med announced that
fruquintinib is currently in planning for a Phase III
registration study in the U.S. and Europe in metastatic
colorectal cancer (CRC) patients who are resistant to or
Chi-Med announced that the Phase I study of fruquintinib in
intolerant of prior treatment with Stivarga or Lonsurf. We
patients with advanced solid tumors is almost complete and
Phase III - US/EU Trial to Start
continue to await an update. Date Range Delayed
proof-of-concept (POC) studies are expected to begin in
(12/24/2019) - We continue to await an update through
2019.
early 2020.Date Range Refined (01/15/2020) - Hutchison
MediPharma announced that they expect the Phase III
registration study to initiate in the U.S. and Europe in the
middle of 2020.
Phase II w/MEK inhibitor Trial to Start

IDEAYA announced the company is targeting initiation of a
combination clinical trial of IDE196 plus a MEK inhibitor in
the first half of 2020 accelerated from earlier guidance.

Idera Pharmaceuticals lists that the Phase III ILLUMINATE
Phase III ILLUMINATE 301 301 study of tilsotolimod is planned to be closed to
Patient Enrollment Completed
enrollment by year-end 2019.

Date Range Refined (01/15/2020) - IDEAYA announced the
company is targeting initiation of a combination clinical trial
of IDE196 plus a MEK inhibitor in Q2 2020.
Date Range Refined (02/27/2019) - Idera Pharmaceuticals
announced that the Phase III ILLUMINATE 301 study of
tilsotolimod is planned to be closed to enrollment in the
fourth quarter of 2019.Date Range Delayed (12/23/2019) We await an update on completion of enrollment in the
Phase III ILLUMINATE 301 study of tilsotolimod through the
first quarter of 2020.New Information (01/16/2020) - Idera
announced the Company have reached 94% of target
enrollment in the ILLUMINATE 301 trial. Idera are targeting
completion of enrollment during the first quarter of 2020
and data in the fourth quarter of 2020/first quarter of
2021.
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Expected Date Range

04/01/2020-06/30/2020

Now-12/31/2020

Now-03/31/2020

Company

Idera Pharmaceuticals,
Inc.

Illumina, Inc.

Incyte Corporation

Symbol

IDRA

ILMN

INCY

Drug

Tilsotolimod

TruSight Oncology 500
Companion Diagnostic

Ruxolitinib Cream

Indication

Melanoma

Solid Tumors

Atopic Dermatitis (Eczema)

Phase

III

PMA

III

Expected Catalyst

Trial Data - Final Results

Regulatory - PMA
Approval Decision

Trial Data - Top-Line
Results

Catalyst Title

Analysis

Updated Analysis

Phase I/II ILLUMINATE 204 Final Results

Date Range Delayed (12/23/2019) - We await an update on
final data from the Phase I/II ILLUMINATE 204 study of
Idera Pharmaceuticals lists that final data from the Phase
tilsotolimod through the first half of 2020.Date Range
I/II ILLUMINATE 204 study of tilsotolimod are anticipated in Refined (01/16/2020) - Idera announced final results from
the second half of 2019.
the ILLUMINATE 204 trial are expected to be released in the
second quarter of 2020;Data to be presented include ORR
median OS duration of response (DOR) and safety.

PMA Approval Decision

Illumina announced the Company submitted the first
module of the Premarket Approval (PMA) submission to the
FDA for TruSight Comprehensive Assay. As such we await
an update in the time frame above.

Date Range Delayed (12/30/2019) - We await an update on
PMA approval decision through the time frame above.Date
Range Delayed (01/13/2020) - Illumina announced that the
company has begun its FDA submission for TruSight NIPT
Assay and this process will be ongoing throughout 2020.
Illlumina expects to provide an update when the final
module is submitted. As such we await an update through
2020.

Phase III TRuE-AD1 - Top-Line Incyte announced data from the Phase III TRue AD studies
Results
of topical ruxolitinib are expected in early 2020.

Date Range Delayed (09/25/2019) - Incyte expects to have
initial results from the Phase III TRuE-AD development
program of ruxolitinib cream for the treatment of patients
with mild to moderate atopic dermatitis in the first half of
2020.Date Range Expedited (01/13/2020) - Incyte
Corporation expects that top-line results from the Phase III
TRuE-AD1 study of ruxolitinib cream for the treatment of
atopic dermatitis are expected in the first quarter of 2020.

Date Range Delayed (09/25/2019) - Incyte expects to have
initial results from the Phase III TRuE-AD development
program of ruxolitinib cream for the treatment of patients
with mild to moderate atopic dermatitis in the first half of
2020.Date Range Expedited (01/13/2020) - Incyte
Corporation expects that top-line results from the Phase III
TRuE-AD2 study of ruxolitinib cream for the treatment of
atopic dermatitis are expected in the first quarter of 2020.

Now-03/31/2020

Incyte Corporation

INCY

Ruxolitinib Cream

Atopic Dermatitis (Eczema)

III

Trial Data - Top-Line
Results

Phase III TRuE-AD2 - Top-Line Incyte announced data from the Phase III TRue AD studies
Results
of topical ruxolitinib are expected in early 2020.

07/01/2020-12/31/2020

Incyte Corporation

INCY

MGA012

Anal Cancer

II

Trial Data - Top-Line
Results

Phase II 202 - Top-Line Results

Incyte anticipates INCMGA0012 data from the anal cancer
(SCAC) cohort in 2021.

Date Range Delayed (10/16/2019) - The pivotal REACH3
trial evaluating ruxolitinib in patients with steroid-refractory
chronic GVHD is ongoing. A recent interim efficacy and
safety analysis conducted by an Independent Data
Monitoring Committee has recommended that REACH3
Incyte announced that the REACH3 Phase III pivotal study of
which is co-sponsored by Incyte and Novartis should
Jakafi is underway with data expected in 2019.
continue without modification. The results of the REACH3
trial are expected to be available in 2020. Date Range
Refined (01/13/2020) - Incyte Corporation announced that
the Phase III REACH3 trial results are expected in the
second half of 2020.

07/01/2020-12/31/2020

Incyte Corporation

INCY

04/01/2021-09/30/2021

Infinity Pharmaceuticals,
INFI
Inc.

Jakafi

Graft vs. Host Disease (GVHD) Approved
Treatment

Trial Data - Top-Line
Results

Phase III REACH3 - Top-Line
Results

IPI-549

Bladder Cancer

II

Trial Data - Top-Line
Results

Infinity announced the Company expects data from the
Date Range Refined (01/16/2020) - Infinity announced
Phase II MARIO-275 - Top-Line
Phase II MARIO-275 study of IPI-549 combined with Opdivo MARIO-275 enrollment completion is expected to occur in
Results
in I/O naïve urothelial cancer patients by mid-2021.
2020 and data is expected in mid-2021.

End of Phase II Meeting with
FDA

Date Range Delayed (12/30/2019) - We await an update in
the time frame above.New Information (01/16/2020) InflaRx plans end of Phase II regulatory discussions after
InflaRx announced the Company will request an end of
completion of SHINE trial. Last patient dosing is expected at
Phase II meeting with the FDA to discuss the path forward
the end of August 2019. As such we await an update on the
for regulatory approval towards a Phase III pivotal program
meeting in the time frame above.
of IFX-1 for the treatment of hidradenitis suppurativa in Q1
2020.

Phase II Willow - Top-Line
Results

Insmed announced they expect top-line data from the
Phase II Willow study in the first quarter of 2020.

Date Range Delayed (01/16/2020) - Insmed expects to
report Phase II data of INS1007 for NCFBE in early 2020.

Product Launch

Insulet plans to launch the OmniPod Horizon Artificial
Pancreas in late 2019 or early 2020 pending successful
completion of the pivotal trials.

Date Range Expedited (01/09/2017) - Insulet announced
that the company expects to launch the Horizon Automated
Glucose Control System in 2018 or by year-end 2019. Date
Range Refined (05/31/2017) - Insulet announced that the
company is on track to launch the Horizon in the United
States in 2019. Date Range Delayed (11/02/2018) - Insulet
announced that it expects the Omnipod Horizon System to
be on the market in the second half of 2020.Date Range
Refined (01/14/2020) - Insulet plans to launch the Omnipod
Horizon System in the second half of 2020.

U.S. Product Launch

Date Range Refined (12/23/2019) - Intra-Cellular Therapies
announced that CAPLYTA (lumateperone) has been
approved by the U.S. Food and Drug Administration (FDA)
Intra-Cellular Therapies continue to make progress on its
for the treatment of schizophrenia in adults. The Company
commercial preparedness to support the potential launch of expects to initiate the commercial launch of CAPLYTA in late
lumateperone in the first quarter of 2020.
first quarter of 2020.Date Range Refined (01/15/2020) Intra-Cellular announced Caplyta for the treatment of
schizophrenia in adults will be available in pharmacies in
March 2020.

Now-03/31/2020

InflaRx N.V.

IFRX

IFX-1

Hidradenitis Suppurativa

IIb

Regulatory - Meeting
with FDA

Now-04/30/2020

Insmed Incorporated

INSM

INS1007

Bronchiectasis

II

Trial Data - Top-Line
Results

07/01/2020-12/31/2020

03/01/2020-03/31/2020

Now-12/31/2020

Insulet Corporation

Intra-Cellular Therapies,
Inc.

Ipsen SA

PODD

ITCI

IPSEY

Date Range Expedited (01/13/2020) - Incyte Corporation
announced that they expect data from the Phase II study of
MGA012 for the treatment of anal cancer in the second half
of 2020.

Omnipod Horizon System Diabetes Mellitus, Type I

Caplyta

Palovarotene

Schizophrenia

Fibrodysplasia Ossificans
Progressiva (FOP)

IDE

Approved

III

Progress Update Product Launch

Progress Update Product Launch (U.S.)

Regulatory - NDA/BLA
Filing

NDA Filing

Clementia Pharmaceuticals plans to submit a New Drug
Application (NDA) for palovarotene to the U.S. Food and
Drug Administration (FDA) in the second half of 2019.

Date Range Delayed (10/24/2019) - Ipsen announced that
the palovarotene regulatory submission to the FDA for the
episodic treatment of FOP is now expected in Q12020 as a
result of the processing of additional supportive data.Date
Range Delayed (12/12/2019) - Ipsen announced following
discussions with the U.S. Food and Drug Administration
(FDA) that a partial clinical hold effective immediately for
the pediatric population under the age of 14 was issued for
studies conducted under IND120181 and IND135403
evaluating the investigational drug candidate palovarotene
for the chronic treatment of fibrodysplasia ossificans
progressiva (FOP) and multiple osteochondromas (MO)
respectively. The partial clinical hold applies to the pediatric
population (patients under the age of 14 years) currently
participating in the Phase II (PVO-1A-202/204 and PVO-2A201) and Phase III (PVO-1A-301) studies in all clinical sites
at global level. As such we await an update on the NDA
filing in the time frame above.Date Range Delayed
(01/15/2020) - Ipsen announced the company is preparing
regulatory submission of palovarotene for episodic
fibrodysplasia ossificans progressiva (FOP) to be submitted
in 2020.
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Expected Date Range

Company

Symbol

Drug

Indication

Phase

Expected Catalyst

Catalyst Title

Now-12/31/2020

Ipsen SA

IPSEY

Palovarotene

Fibrodysplasia Ossificans
Progressiva (FOP)

III

Trial Data - Top-Line
Results

Phase III MOVE - Top-Line
Results

04/01/2020-09/30/2020

Jazz Pharmaceuticals plc

JAZZ

Zepsyre

Small Cell Lung Cancer (SCLC)

NDA

Trial Data - Top-Line
Results

Phase III ATLANTIS - Top-Line
Results

Analysis

Updated Analysis

Date Range Delayed (05/23/2018) - Based on current
enrollment Clementia is on track to report the first interim
analysis for the MOVE Trial in mid-2019. Date Range
Refined (08/16/2018) - Based on the early completion of
enrollment Clementia will conduct two interim data
analyses in 2019 of the Phase III MOVE trial of palovarotene
for the treatment of FOP: the first when the first 35
enrolled patients have had their 12-month whole body CT
(WBCT) scans expected in the second quarter of 2019 and
the second when all enrolled patients have had their 12month WBCT scans expected in the second half of 2019.
Clementia Pharmaceuticals announced the start of the
Date Range Delayed (06/29/2019) - We await an
MOVE Trial its Phase III registration study evaluating the
update.Date Range Delayed (07/12/2019) - Clementia
safety and efficacy of palovarotene for the treatment of
announced the company also completed enrollment in the
patients with fibrodysplasia ossificans progressiva (FOP).
Phase III MOVE trial in FOP in August 2018 with two interim
Clementia expects top-line results from the study in late
data read-outs planned in 2019.Date Range Delayed
2020 with the first interim readout expected in early 2019. (12/12/2019) - Ipsen announced following discussions with
the U.S. Food and Drug Administration (FDA) that a partial
clinical hold effective immediately for the pediatric
population under the age of 14 was issued for studies
conducted under IND120181 and IND135403 evaluating the
investigational drug candidate palovarotene for the chronic
treatment of fibrodysplasia ossificans progressiva (FOP) and
multiple osteochondromas (MO) respectively. The partial
clinical hold applies to the pediatric population (patients
under the age of 14 years) currently participating in the
Phase II (PVO-1A-202/204 and PVO-2A-201) and Phase III
(PVO-1A-301) studies in all clinical sites at global level. The
Date Range Refined (07/30/2018) - PharmaMar announced
that the pivotal Phase III trial ATLANTIS of Lurbinectedin in
relapsed small-cell lung cancer has reached the targeted
number of 600 patients recruited. The primary endpoint is
overall survival and based on expected number of events
top line data analysis will be available once 510 events
PharmaMar expects to complete recruitment in the Phase
occurs around the end of 2019.Date Range Delayed
III ATLANTIS trial of Zepsyre in the third quarter of 2018 and
(12/02/2019) - PharmaMar announced that Overall Survival
to readout top-line data in the second half of 2019.
results of the ATLANTIS Phase III trial of lurbinectedin in
combination with doxorubicin for the treatment of Small
Cell Lung Cancer are expected in 2020.Date Range Delayed
(01/13/2020) - Jazz announced that it expects to have
results from the Phase III ATLANTIS study of Zepsyre in mid2020.

A Phase II Randomized double-blind placebo-controlled
study of CX-8998 for tremor associated with Parkinson's
Disease was expected to start in April 2018. We await an
update.

Date Range Delayed (07/27/2018) - This study is now
expected to start in December 2018.Date Range Delayed
(12/27/2018) - The Phase II randomized double-blind
placebo-controlled study of CX-8998 for tremor associated
with Parkinson's Disease is not yet recruiting participants.
As such we continue to await an update through the time
frame above.Date Range Delayed (05/29/2019) - The Phase
II randomized double-blind placebo-controlled study of CX8998 for tremor associated with Parkinson's disease is
anticipated to start in December 2019.Date Range Delayed
(08/12/2019) - Jazz plans to initiate Phase II clinical study of
CX-8998 in essential tremor in 2020.Date Range Delayed
(01/13/2020) - Jazz plans to initiate a Phase IIb study of JZP385 in the second half of 2020.

07/01/2020-12/31/2020

Jazz Pharmaceuticals plc

JAZZ

JZP-385

Essential Tremor

II

Trial Announcement Initiation

Phase IIb Study to Start

Now-03/31/2020

Johnson & Johnson

JNJ

Xarelto

Peripheral Arterial Disease
(PAD)

Approved

Trial Announcement Trial Completion

Phase III VOYAGER-PAD - Trial Bayer expects to complete the Phase III VOYAGER-PAD
Completion
study before the end of 2020.

Date Range Expedited (01/14/2020) - Bayer expects the
VOYAGER PAD Phase III study of Xarelto in peripheral
arterial disease to be completed in the first quarter of 2020.

04/01/2020-09/30/2020

Jounce Therapeutics, Inc. JNCE

Vopratelimab

Solid Tumors

II

Trial Announcement Initiation

In 2020 Jounce plans to initiate the new Phase II predictive
Phase II SELECT (w/JTX-4014) - biomarker trial which will study vopratelimab in
Trial to Start
combination with the investigational PD-1 inhibitor JTX4014.

Date Range Refined (01/16/2020) - Jounce plans to initiate
its Phase II SELECT study of Vopratelimab + JTX-4014 in mid2020.

07/01/2020-12/31/2020

Jounce Therapeutics, Inc. JNCE

Vopratelimab

Solid Tumors

II

Trial Data - Top-Line
Results

Phase II EMERGE Combination Jounce expects preliminary efficacy from the Phase II
Study - Top-Line Results
combination studies of JTX-2011 in 2020.

Date Range Refined (01/16/2020) - Jounce expects to have
preliminary efficacy data from its EMERGE study of
Vopratelimab in the second half of 2020.

Now-04/30/2020

Now-12/31/2020

Karyopharm Therapeutics KPTI

Karyopharm Therapeutics KPTI

Xpovio

Xpovio

Multiple Myeloma (MM)

Approved

Diffuse Large B-Cell Lymphoma
NDA
(DLBCL) - NHL

Regulatory - Approval
Decision (Europe)

Trial Announcement Initiation

European Approval Decision

Karyopharm Therapeutics announced that it has submitted
a Marketing Authorization Application (MAA) to the
European Medicines Agency (EMA) for selinexor the
Company’s first-in-class oral Selective Inhibitor of Nuclear
Export (SINE) compound requesting conditional approval for
the treatment of patients with relapsed or refractory
multiple myeloma (MM) who have received at least three
prior lines of therapy and whose disease is refractory to at
least one proteasome inhibitor (PI) one immunomodulatory
agent (IMiD) and one anti-CD38 monoclonal antibody
(mAb) and to their most recent treatment regimen (pentarefractory MM). Karyopharm also announced that the
selinexor MAA has been granted accelerated assessment by
the EMA’s Committee for Medicinal Products for Human
Use (CHMP). Based on an internal analysis of the
centralized European accelerated approval procedure we
estimate the European marketing authorization for this
drug for this indication will be granted in approximately 810 months.

Karyopharm is expecting to launch a Phase III study of
Phase III - Trial with Rituxan to
Selinexor with Rituximab and chemotherapy versus
Start
chemotherapy alone. This study is planned for 2016.

Date Range Delayed (08/13/2019) - On July 9 2019 the
European Medicines Agency (EMA) reported that selinexor
is no longer being reviewed under EMA’s accelerated
assessment program. Based on an internal analysis of the
centralized European approval procedure we estimate the
European marketing authorization for this drug for this
indication will be granted in approximately 11-17 months
from submission date.Date Range Refined (01/14/2020) Karyopharm announced the company expects a MAA
decision in Europe for Xpovio in early 2020.

Date Range Delayed (10/12/2016) - Karyopharm
announced that Phase III studies for Selinexor for diffuse
aggressive lymphoma including a study of Selinexor and
Rituximab and Chemotherapy versus Chemotherapy and
Rituximab alone are planned for 2017. Date Range Delayed
(12/29/2017) - We await an update. Date Range Delayed
(02/28/2018) - We continue to await an update.Date Range
Delayed (04/27/2018) - We continue to await an
update.Date Range Delayed (07/23/2018) - We continue to
await an update.Date Range Delayed (10/29/2018) - We
continue to await an update in the time frame above.Date
Range Delayed (12/11/2018) - Karyopharm announced that
Phase III studies for Selinexor for diffuse aggressive
lymphoma including a study of Selinexor and Rituximab and
Chemotherapy versus Chemotherapy and Rituximab alone
are planned for 2020 or further.Date Range Expedited
(01/14/2020) - Karyopharm announced the company plans
to start a Phase II/III trial of a combination treatment of
selinexor with rituximab gemcitabine dexamethasone and
platinum (R-GDP) for the treatment of diffuse large B-cell
lymphoma in 2020.

Biomedtracker/Meddevicetracker JPM Updated Catalysts - Conference Review
Expected Date Range

04/01/2020-12/31/2020

04/01/2020-12/31/2020

Company

Symbol

Karyopharm Therapeutics KPTI

Karyopharm Therapeutics KPTI

Drug

Xpovio

Indication

Phase

Diffuse Large B-Cell Lymphoma
NDA
(DLBCL) - NHL

Expected Catalyst

Progress Update Product Launch (U.S.)

Catalyst Title

Analysis

Updated Analysis

Product Launch (U.S.)

Date Range Delayed (01/07/2019) - Karyopharm now
anticipates launch of Selinexor for DLBCL in the US in H1
2020.Date Range Delayed (11/04/2019) - Karyopharm
expects to submit a New Drug Application (NDA) to the FDA
by the end of 2019 requesting accelerated approval for
selinexor as a treatment for patients with relapsed or
Karyopharm announces a product launch in the United
refractory DLBCL after at least two prior multi-agent
States for Selinexor for the treatment of Diffuse Large B-Cell therapies and who are ineligible for stem cell
Lymphoma (DLBCL) in the end of 2019.
transplantation including CAR-T (chimeric antigen receptor
modified T cell) therapy. As such we are revising
expectations for the commercial launch of selinexor for
DLBCL to mid-2020.Date Range Delayed (01/17/2020) Karyopharm announced that subject to regulatory approval
the company expects to launch Xpovio for the treatment of
DLBCL in mid to late 2020.
Date Range Delayed (03/06/2019) - Karyopharm
announced that top-line data from its ongoing Phase III
SEAL study of Selinexor in liposarcoma is expected in
2020.Date Range Refined (01/14/2020) - Karyopharm
announced the company anticipates top-line results from
the Phase III portion of the Phase II/III SEAL study of
selinexor in mid to late 2020.

Xpovio

Sarcoma

II/III

Trial Data - Updated
Results

Phase II/III SEAL - Phase III
Portion Updated Results

Karyopharm announced top-line data from the Phase III
portion of the SEAL study are anticipated by the end of
2019. Assuming a positive outcome these data are
expected to support a New Drug Application for oral
selinexor as a potential new treatment for patients with
advanced dedifferentiated liposarcoma.

2/8/2020 Kodiak Sciences Inc.

KOD

KSI-301

Wet Age-Related Macular
Degeneration (Wet AMD)
(Ophthalmology)

II

Trial Data - Updated
Results

Phase Ib - Updated Results

Kodiak announced that quarterly readouts of the Phase Ib
trial data are expected in 2020.

Exact Date (01/14/2020) - Kodiak announced that the
company will be presenting further quarterly updates of its
Phase I/Ib trial of KSI-301 throughout 2020 with the next
data progression occurring at the Angiogenesis Exudation
and Degeneration 2020 on February 8 2020.

2/8/2020 Kodiak Sciences Inc.

KOD

KSI-301

Diabetic Macular Edema
(Ophthalmology)

I

Trial Data - Updated
Results

Phase Ib - Updated Results

Kodiak announced that quarterly readouts of the Phase Ib
trial data are expected in 2020.

Exact Date (01/14/2020) - Kodiak announced that the
company will be presenting further quarterly updates of its
Phase I/Ib trial with KSI-301 throughout 2020 with the next
data progression occurring at the Angiogenesis Exudation
and Degeneration 2020 on February 8 2020.

2/8/2020 Kodiak Sciences Inc.

KOD

KSI-301

Macular Edema from Retinal
Vein Occlusion (RVO)
(Ophthalmology)

I

Trial Data - Updated
Results

Phase Ib - Updated Results

Kodiak announced that quarterly readouts of the Phase Ib
trial data are expected in 2020.

Exact Date (01/14/2020) - Kodiak announced that the
company will be presenting further quarterly updates of its
Phase I/Ib trial with KSI-301 throughout 2020 with the next
data progression occurring at the Angiogenesis Exudation
and Degeneration 2020 on February 8 2020.

Now-12/31/2020

Kodiak Sciences Inc.

KOD

KSI-301

Macular Edema from Retinal
Vein Occlusion (RVO)
(Ophthalmology)

I

Trial Announcement Initiation

Phase III - Trials to Start

Kodiak announced that Phase III trials for KSI-301 in RVO
are expected to initiate in late 2020.

Date Range Expedited (01/14/2020) - Kodiak announced
that the company plans to initiate a Phase III study of KSI301 in RVO in 2020.

07/01/2020-09/30/2020

Landos Biopharma, Inc.

BT-11

Ulcerative Colitis (UC)

II

Trial Data - Top-Line
Results

Phase II Mild to Moderate Top-Line Results

Landos announced topline results from the Phase II study
evaluating the safety and efficacy of BT-11 in patients with
mild to moderate ulcerative colitis (UC) are expected in
2020.

Date Range Refined (01/13/2020) - Landos Biopharma
anticipates a data readout from the Phase II study of BT-11
in UC during the third quarter of 2020.

Now-06/30/2020

Lexicon Pharmaceuticals,
LXRX
Inc.

LX9211

Neuropathic Pain

I

Trial Announcement Initiation

Phase II POC - Trial to Start

Lexicon announced they plan to initiate a proof-of-concept
study for LX9211 in early 2020.

Now-03/31/2020

Mallinckrodt plc

Terlipressin

Hepatorenal Syndrome (HRS)

III

Regulatory - NDA/BLA
Filing

NDA Filing

Mallinckrodt announced that the Company expects to
submit an NDA filing for Terlipressin for Hepatorenal
Syndrome (HRS) by 2020.

III

Regulatory - NDA/BLA
Filing

BLA Filing

Mallinckrodt anticipates submitting a Biologics License
Application (BLA) in 2020 with the FDA if data from the
Phase III trial of StrataGraft regenerative skin tissue are
supportive.

Date Range Refined (09/23/2019) - Based on the Phase III
data Mallinckrodt plans to submit a Biologics License
Application for StrataGraft tissue to the FDA in the first half
of 2020. Date Range Refined (01/13/2020) - Mallinckrodt
announced the company plans to file a BLA for StrataGraft
tissue in the first quarter of 2020.
Date Range Refined (01/13/2020) - Medtronic announced
the recent CE Mark for InterStim Micro and InterStim
SureScan MRI leads. The Company will begin the European
launch in January 2020.

MNK

Now-03/31/2020

Mallinckrodt plc

MNK

StrataGraft Skin Tissue

Now-01/31/2020

Medtronic plc

MDT

InterStim Therapy System Fecal Incontinence Treatment

Approved

Progress Update Product Launch (Europe)
Product Launch (Europe)

Medtronic anticipates the initial launch of InterStim II in
Europe in FY2020 (April 2019 - March 2019).

Now-04/24/2020

Medtronic plc

MDT

DiamondTemp System

IDE

Progress Update Product Launch - Europe
Product Launch (Europe)

New Information (01/13/2020) - Medtronic announced that
Medtronic announced that it will launch the DiamondTemp
it will launch the DiamondTemp Ablation system in Europe
Focal Ablation Catheter system initially in Europe during
during the fiscal fourth quarter. We await an update in the
fiscal year 2020.
time frame above.

Development

Progress Update Product Launch (U.S.)

Product Launch

Date Range Refined (09/05/2019) - Medtronic announced
the Company anticipates the launch of the MiniMed 780G
Medtronic announced that it expects to launch the
during H2 of its 2020 fiscal year (October 2019 - March
Advanced Hybrid Closed Loop System with Bluetooth called 2020).Date Range Delayed (01/13/2020) - Medtronic
the MiniMed 780G in fiscal year 2020.
announced that a FDA submission for MinMed 780G is
forthcoming. We await an update on the U.S. launch
through the end of 2020.

III

Trial Data - Top-Line
Results

Date Range Delayed (12/31/2019) - Merck have not
provided an update on data from their Phase III
Merck announced that data from their Phase III
Phase III - PNEU Program Topcomprehensive development program of V114. As such we
comprehensive development program of V114 will become
Line Results
await an update in the time frame above.Date Range
available towards the end of this year.
Delayed (01/13/2020) - Merck announced that results from
the Phase III program of V114 are expected in 2020.

Now-12/31/2020

Now-12/31/2020

Medtronic plc

Merck & Co., Inc.

MDT

MRK

Burn Injury

Date Range Delayed (01/16/2020) - Lexicon
Pharmaceuticals announced Phase II proof-of-concept
studies of LX9211 for the treatment of neuropathic pain will
initiate in the first half of 2020.
Date Range Refined (05/14/2019) - Mallinckrodt
announced they anticipate submitting the New Drug
Application in early 2020 to the FDA if data from the Phase
III trial of Terlipressin are supportive. Date Range Delayed
(11/14/2019) - Mallinckrodt plans to submit a New Drug
Application of Terlipressin to the U.S. Food and Drug
Administration (FDA) in the first half of 2020.Date Range
Refined (01/13/2020) - Mallinckrodt announced a NDA
filing for Terlipressin to the U.S. Food and Drug
Administration (FDA) is expected to be filed in the first
quarter of 2020.

Atrial Fibrillation/Flutter

MiniMed 780G

Diabetes Mellitus, Type I

V114

Pneumococcal (Streptococcus
pneumoniae) Vaccines
(Antibacterial)

01/01/2021-12/31/2021

Merck & Co., Inc.

MRK

Vaxelis

Hepatitis B Prevention
(Vaccines, Antiviral)

Now-06/30/2020

Merck KGaA

MKGAY

Evobrutinib

Systemic Lupus Erythematosus
II
(SLE)

Approved

Progress Update Product Launch (U.S.)

Product Launch (US)

Sanofi announced that the U.S. Food and Drug
Administration has approved VAXELIS (Diphtheria and
Tetanus Toxoids and Acellular Pertussis Adsorbed
Inactivated Poliovirus Haemophilus b Conjugate
[Meningococcal Protein Conjugate] and Hepatitis B
[Recombinant] Vaccine) for use in children from 6 weeks
through 4 years of age (prior to the 5th birthday). Sanofi
and Merck are working to maximize production of VAXELIS
to allow for a sustainable supply to meet anticipated U.S.
demand. Commercial supply will not be available prior to
2020.

Trial Data - Top-Line
Results

Phase II - Top-Line Results

Merck KGaA is expecting the Phase II SLE trial readout for
evobrutinib in December of 2019.

Date Range Delayed (01/14/2020) - Sanofi announced that
Vaxelis will be launched in the United States in 2021.

Date Range Delayed (12/31/2019) - We await an update on
Phase II SLE trial readout for evobrutinib in the time frame
above.Date Range Delayed (01/13/2020) - Merck KGaA
announced that the top-line Phase II read-out for
evobrutinib in systemic lupus erythematosus is expected in
the first half of 2020.

Biomedtracker/Meddevicetracker JPM Updated Catalysts - Conference Review
Expected Date Range

Company

Symbol

Drug

Indication

Phase

Expected Catalyst

Catalyst Title

Analysis

Updated Analysis

07/01/2020-12/31/2020

Merck KGaA

MKGAY

Bavencio

Non-Small Cell Lung Cancer
(NSCLC)

III

Trial Data - Top-Line
Results

Phase III JAVELIN Lung 100 Top-Line Results

Date Range Delayed (03/14/2017) - The Phase III JAVELIN
Lung 100 study of Avelumab for the treatment of first-line
non-small cell lung cancer is expected to read out data for
the primary outcome measure in April 2019.Date Range
Delayed (01/07/2019) - Merck noted at the 2019 J.P.
Morgan Health Care Conference that the Phase III read-out
Pfizer expects the first-line lung cancer study with avelumab
for Bavencio in 1L NSCLC is now expected in late 2019.Date
to report data in 2017.
Range Delayed (12/31/2019) - We continue to await an
update on top-line Phase III read-out for Bavencio in 1L
NSCLC in the time frame above.Date Range Delayed
(01/13/2020) - Merck KGaA announced that the top-line
Phase III read-out for Bavencio in 1L NSCLC is expected in
the second half of 2020.

Now-12/31/2020

Mirati Therapeutics, Inc.

MRTX

Sitravatinib

Solid Tumors

I

Trial Data - Updated
Results

Phase I - Updated Results

Mirati expects Beigene to announce initial proof of concept
Date Range Delayed (01/13/2020) - Mirati expects to have
data in Ovarian HCC and gastric cancer of Sitravatinib in the
additional data from its studies of Sitravatinib in 2020.
second half of 2019.

Now-12/31/2020

Mitsubishi Tanabe
Pharma Corporation

4508:JP

Amiselimod

Ulcerative Colitis (UC)

Preclinical

Trial Announcement Initiation

Phase II - Trial to Start

Bausch announced that a Phase II study of Amiselimod in
ulcerative colitis is expected to begin in the first half of
2020.

Date Range Delayed (01/14/2020) - Bausch Health
announced that the company expects to initiate a Phase II
clinical trial of amiselimod in ulcerative colitis in 2020.

Moderna Therapeutics,
Inc.

MRNA

Company - Analyst/R&D
Update

Science Day

Moderna announced its 2020 Science Day. The Company
will host its annual Science Day on June 2 2020. This event
will focus on the Company’s newest advances from its
commitment to basic and applied sciences.

Date Range Delayed (01/13/2020) - Moderna announced
that the Company's annual Science Day will take place on
June 4 2020.

6/4/2020

Trial Data - Top-Line
Results

Phase II Vivacity-MG - TopLine Results

Momenta anticipates data read-out for the Phase II
Myasthenia Gravis Study (U.S.) in 2020.

Date Range Refined (08/01/2019) - Momenta anticipates
top line data from the Phase II Vivacity-MG clinical trial a
randomized double-blinded placebo-controlled multi-dose
trial in 60 generalized myasthenia gravis patients in the
second or third quarter of 2020.Date Range Refined
(01/13/2020) - Momenta Pharmaceuticals expects to
report top-line data from Vivacity-MG the Company’s Phase
II clinical study of nipocalimab in generalized myasthenia
gravis (gMG) in the third quarter of 2020.

Chronic Inflammatory
Demyelinating Polyneuropathy Preclinical
(CIDP)

Trial Announcement Initiation

Phase II - Trial to Start

Momenta Pharmaceuticals plans to initiate a clinical study
of M254 in chronic inflammatory demyelinating
polyneuropathy (CIDP) later in 2020.

Date Range Refined (01/14/2020) - Momenta
Pharmaceuticals expects to initiate a Phase II trial of M254
for the treatment of chronic inflammatory demyelinating
polyneuropathy (CIDP) in the fourth quarter of 2020.

Diffuse Large B-Cell Lymphoma
BLA
(DLBCL) - NHL

Trial Announcement Initiation

Pivotal Phase III Frontline
Study to Start

MorphoSys announced that they plan to initiate a pivotal
Date Range Delayed (01/15/2020) - MorphoSys expects to
Phase II/III trial in frontline diffuse large B-cell lymphoma in begin a Phase III study of tafasitamab for frontline DLBCL in
mid-2020.
2021.

Trial Data - Top-Line
Results

MorphoSys announced that in case the overall study
population fails but the biomarker subpopulation passes the
Phase II/III B-MIND - Top-Line futility analysis the Phase II/III study of MOR208 for
Results
treatment of DLBCL will continue but an increase from 330
to 450 patients is required in which case an event-driven
primary analysis of the study is expected in Q1 of 2021.

07/01/2020-09/30/2020

Momenta
Pharmaceuticals, Inc.

MNTA

Nipocalimab

Myasthenia Gravis (MG)

10/01/2020-12/31/2020

Momenta
Pharmaceuticals, Inc.

MNTA

M254

01/01/2021-12/31/2021

MorphoSys AG

MOR

MOR208

01/01/2022-12/31/2022

MorphoSys AG

MOR

MOR208

II

Diffuse Large B-Cell Lymphoma
BLA
(DLBCL) - NHL

Date Range Delayed (11/19/2019) - MorphoSys announced
that the ongoing tafasitamab Phase III B-MIND study has
passed the pre-planned event-driven interim analysis for
futility. Top line results are expected to be available in the
first quarter of 2022.Date Range Delayed (01/13/2020) Incyte Corporation announced that a primary analysis from
the Phase III B-MIND study in patients with r/r DLBCL is
expected in 2022.

04/01/2020-06/30/2020

MyoKardia, Inc.

MYOK

MYK-491

Congestive Heart Failure (CHF)
I/II
and Cardiomyopathies

Trial Announcement Initiation

Phase II - Trial to Start

MyoKardia expects to initate a Phase IIb/III trial with MYK491 in 2020.

Date Range Refined (10/28/2019) - MyoKardia announced
interim data from the company’s Phase I/IIa clinical trial of
MYK-491.Given the favorable safety profile observed to
date the Phase IIa study has been extended to evaluate
higher exposures of MYK-491. MyoKardia plans to advance
MYK-491 into a Phase II clinical trial in DCM patients with
certain genetic mutations of the cardiac sarcomere in the
first half of 2020 and continues to evaluate additional
targeted patient populations for potential
development.Date Range Refined (01/13/2020) Myokardia announced that it plans to begin a Phase II
clinical trial of MYK-491 in patients with genetic DCM
(sarcomeric mutations) in the second quarter of 2020.

07/01/2020-09/30/2020

MyoKardia, Inc.

MYOK

MYK-224

Congestive Heart Failure (CHF)
Preclinical
and Cardiomyopathies

Trial Data - Top-Line
Results

Phase I - Top-Line Results

MyoKardia expects MYK-224 Phase I data in 2020.

Date Range Refined (08/21/2019) - MyoKardia anticipates
providing topline results from the Phase I clinical study of
MYK-224 for the treatment of hypertrophic
cardiomyopathy (HCM) in mid-2020. Date Range Refined
(01/13/2020) - Myokardia announced that it expects Phase
I data in the third quarter of 2020.

Phase I/II w/Nivolumab +
Axitinib - Trial to Start

Nektar Therapeutics and Bristol-Myers Squibb announced
the companies have agreed to a new joint development
plan to advance bempegaldesleukin (bempeg) plus Opdivo
(nivolumab) into multiple new registrational trials. In
addition a Phase I/II dose escalation and expansion study
will be initiated to evaluate bempeg plus nivolumab in
combination with axitinib in first-line RCC in order to
support a future registrational trial. We await an update on
trial initiation.

Date Range Delayed (01/13/2020) - Nektar announced they
plan to initiate the Phase I/II dose escalation and expansion
study to evaluate bempeg plus nivolumab in combination
with axitinib in first-line RCC in the second quarter of 2020.

Date Range Delayed (01/13/2020) - Nektar announced they
plan to initiate their Phase I/II dose optimization and
expansion study for bempeg plus nivolumab in the second
quarter of 2020.

04/01/2020-06/30/2020

Nektar Therapeutics

NKTR

Bempegaldesleukin

Renal Cell Cancer (RCC)

III

Trial Announcement Initiation

04/01/2020-06/30/2020

Nektar Therapeutics

NKTR

Bempegaldesleukin

Non-Small Cell Lung Cancer
(NSCLC)

I/II

Trial Announcement Initiation

Phase I/II Dose Optimization
and Expansion - Trial to Start

Nektar Therapeutics and Bristol-Myers Squibb announced
the companies have agreed to a new joint development
plan to advance bempegaldesleukin (bempeg) plus Opdivo
(nivolumab) into multiple new registrational trials. Also as
part of the new strategic collaboration agreement BristolMyers Squibb will independently conduct and fund a Phase
I/II dose optimization and expansion study in first-line nonsmall-cell lung cancer with bempeg and nivolumab. We
await an update on trial initiation.

04/01/2020-09/30/2020

Nektar Therapeutics

NKTR

Bempegaldesleukin

Melanoma

III

Trial Announcement Initiation

Registrational Trial to Start
(w/Nivolumab)

Nektar Therapeutics and Bristol-Myers Squibb announced
the companies have agreed to a new joint development
Date Range Delayed (01/13/2020) - Nektar announced they
plan of bempegaldesleukin (bempeg) plus Opdivo
plan to launch the bempeg plus nivolumab trials for
(nivolumab) to include two additional registrational trials in
adjuvant melanoma in mid-2020.
adjuvant melanoma and in muscle-invasive bladder cancer.
We await an update on trial initiation.

04/01/2020-09/30/2020

Neurocrine Biosciences,
Inc.

NBIX

NBI-74788

Congenital Adrenal Hyperplasia
II
(CAH)

Trial Announcement Initiation

Pending positive results from the Phase II study of NBIPhase III - Adult Trial Initiation 74788 in adults with Congenital Adrenal Hyperplasia (CAH)
a Phase III study in adults is planned to initiate in 2H 2018.

Date Range Delayed (12/31/2018) - Neurocrine Biosciences
has not yet provided an update on the Phase III study. We
have contacted the Company and await an update in the
time frame above.Date Range Delayed (01/07/2019) Pending a U.S. Food and Drug Administration (FDA)
discussion in the second quarter Neurocrine expects a
Phase III study in adults to initiate in 2H 2019.Date Range
Delayed (12/16/2019) - Neurocrine announced in the third
quarter of 2019 the Company engaged with the FDA and
the European Medicines Agency (EMA) to discuss the
registrational trial design for the adult program of NBI74788. We await an update through the first quarter of
2020.Date Range Delayed (01/13/2020) - Neurocrine
announced that the Company plans to initiate the global
registrational-enabling study of NBI-74788 in adults in mid2020.
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10/01/2020-12/31/2020

02/16/2020-03/31/2020

Company

NextCure, Inc.

Novavax, Inc.

Symbol

NXTC

NVAX

Drug

NC318

NanoFlu

Indication

Solid Tumors

Seasonal Influenza Vaccines

Phase

I/II

Expected Catalyst

Trial Data - Updated
Results

III

Trial Data - Top-Line
Results

Now-06/30/2020

Novo Nordisk A/S

NVO

PYY 1562

Obesity

I

Trial Data - Top-Line
Results

04/01/2020-06/30/2020

ObsEva SA

OBSV

Linzagolix

Uterine Fibroids

III

Trial Data - Updated
Results

Now-03/31/2020

Now-06/30/2020

09/01/2020-04/30/2021

07/01/2020-09/30/2020

Now-03/31/2020

Now-03/31/2020

Now-03/31/2020

Opko Health

Orchard Therapeutics
Limited

Orchard Therapeutics
Limited

Precigen, Inc.

OPK

ORTX

ORTX

PGEN

Precision BioSciences Inc. DTIL

Precision BioSciences Inc. DTIL

Precision BioSciences Inc. DTIL

OPK-88004

OTL-101

OTL-200

AG019

PBCAR20A

PBCAR20A

PBCAR20A

Benign Prostatic Hyperplasia
(BPH)

Primary Immunodeficiencies

Metachromatic
Leukodystrophy

Diabetes Mellitus, Type I

Non-Hodgkin's Lymphoma
(NHL)

Suspended

I/II

Regulatory - Rolling
NDA/BLA Initiation

Analysis

Updated Analysis

Phase III - Top-Line Results

Novavax announced Phase III data for NanoFlu is expected
in Q1 2020.

Date Range Delayed (08/05/2019) - Novavax announced
that it received input from the U.S. Food and Drug
Administration (FDA) on its End-of Phase II questions and
has reached agreement on its Phase III trial design for
NanoFlu its adjuvanted recombinant quadrivalent seasonal
influenza vaccine candidate for older adults aged 65 and
over. Novavax plans to initiate the pivotal Phase III clinical
trial of NanoFlu in the fall of 2019 with top-line clinical data
expected in the first quarter of 2020.Date Range Refined
(01/15/2020) - Novavax announced that top-line clinical
data from the Phase III trial of NanoFlu is expected by the
end of the first quarter of 2020.

Phase I - Top-Line Results

Novo Nordisk expects to have results from its Phase I trial
of PYY 1562 (NN9748) in the fourth quarter of 2019.

Date Range Delayed (12/31/2019) - Novo Nordisk has not
announced additional timing expectations about the data
from its Phase I trial of PYY 1562 (NN9748). As such we
await an update through the time frame above.Date Range
Delayed (01/14/2020) - Novo Nordisk expects to have
results from its Phase I trial of PYY 1562 (NN9748) in the
first half of 2020.

Phase III PRIMROSE 2 Updated Results

Date Range Expedited (01/15/2020) - ObsEva announced
Obseva announced they plan to read-out 12 month data for that 12 month treatment results from the Phase III
PRIMROSE 1 and PRIMROSE 2 in the second half of 2020.
PRIMROSE 2 trial of linzagolix in uterine fibroids are
anticipated in the second quarter of 2020.

Phase IIb - SAR-002 Updated
Results

OPKO announced that the company plans to continue to
analyze data from the Phase II trial of OPK-88004 relating
to the primary endpoint the effect of OPK-88004 on serum
PSA levels and the secondary endpoints changes in lean
body mass (LBM) and fat mass. The results of this data
analysis are expected in Q2 2019.

Rolling BLA Initiation

Date Range Delayed (12/19/2018) - According to the
Orchard Therapeutics pipeline the Company plans to submit
a BLA for OTL-101 in 2020.Date Range Refined
Oxford BioMedica announced that it anticipates that
(01/14/2020) - Orchard Therapeutics plans to initiate a
Orchard will file a BLA for OTL-101 during the second half of
rolling BLA filing in the U.S. for OTL-101 in adenosine
2018.
deaminase severe combined immunodeficiency (ADA-SCID)
in the first half of 2020 with anticipated completion of the
filing within 12 months.

GlaxoSmithKline announced that they plan to file for
regulatory approval for their metachromatic
leukodystrophy (MLD) drug candidate before the end of
2018.

Date Range Delayed (07/01/2019) - We await an
update.Date Range Delayed (09/02/2019) - We await an
update.Date Range Delayed (09/27/2019) - Opko Health
has not yet released updated results from the Phase II trial
of OPK-88004. As such we continue to await an update in
the time frame above.Date Range Delayed (01/15/2020) Opko announced the Company expects an efficacy readout
from the Phase II trial of OPK-88004 in Q1 2020.

Date Range Delayed (12/19/2018) - According to the
Orchard Therapeutics pipeline the Company expects to
submit a Marketing Authorisation Application (MAA) to the
European Medicines Agency (EMA) in 2020 followed by the
submission of a Biologics License Application (BLA) to the
U.S. Food and Drug Administration (FDA). We await an
update in the time frame above.Date Range Refined
(01/09/2019) - Orchard expects to submit a MAA for OTL200 for MLD in 2020 followed by a BLA.Date Range Delayed
(05/28/2019) - Orchard brought forward the timeline for
the planned submission of an MAA to the EMA for OTL-200
to the first half of 2020 and also expects to file a Biologics
License Application (BLA) in the U.S. approximately one year
after the MAA submission.Date Range Expedited
(01/14/2020) - Orchard announced that a Biologics License
Application (BLA) filing for OTL-200 in the U.S. is planned
between late 2020 and early 2021.

III

Regulatory - NDA/BLA
Filing

BLA Filing

I/II

Trial Data - Top-Line
Results

ActoBio Therapeutics a wholly owned subsidiary of Intrexon
Corporation and Intrexon T1D Partners have announced
that the first patient has been dosed in the Company's
Date Range Delayed (01/14/2020) - Precigen announced
Phase Ib/IIa - Top-Line Results Phase Ib/IIa clinical trial for the treatment of early onset
they anticipate interim data for AG019 in type 1 diabetes in
type 1 diabetes (T1D). Clinical trial results are expected at the third quarter of 2020.
the beginning of 2020 and will provide data regarding the
safety and efficacy of AG019 in humans.

IND

Chronic Lymphocytic Leukemia
(CLL)/Small Cell Lymphocytic
IND
Lymphoma (SLL) - NHL

Mantle Cell Lymphoma - NHL

Trial Data - Updated
Results

Catalyst Title

NextCure announced the initiation of the Phase II portion of
Phase I/II - Updated Results of its ongoing Phase I/II clinical trial of NC318. The company
Date Range Refined (01/16/2020) - NextCure expects data
Phase II Portion
expects to report initial data from the Phase II portion of
of Phase II study of NC318 in the fourth quarter of 2020.
the trial by the end of 2020.

IND

Trial Announcement Initiation

Trial Announcement Initiation

Trial Announcement Initiation

Phase I/IIa - R/R DoseEscalation - Trial to Start

Date Range Delayed (12/23/2019) - A Phase I/IIa open-label
dose-escalation dose-expansion parallel assignment study
to evaluate the safety and clinical activity of PBCAR20A in
study participants with relapsed/refractory (r/r) nonHodgkin lymphoma (NHL) or R/R chronic lymphocytic
Precision Biosciences expects to initiate a Phase I/IIa clinical leukemia (CLL) or small lymphocytic lymphoma (SLL) is not
trial for PBCAR20A in the fourth quarter of 2019 with initial yet recruiting participants. As such we await an update on
data expected in 2020.
initiation of the trial in the time frame above.New
Information (01/15/2020) - Precision BioSciences plans to
initiate a Phase I trial of PBCAR20A for the treatment of nonHodgkin's lymphoma (NHL) chronic lymphocytic leukemia
(CLL) and small cell lymphocytic lymphoma (SLL) in the first
quarter of 2020.

Phase I/IIa - R/R DoseEscalation - Trial to Start

Date Range Delayed (12/23/2019) - A Phase I/IIa open-label
dose-escalation dose-expansion parallel assignment study
to evaluate the safety and clinical activity of PBCAR20A in
study participants with relapsed/refractory (r/r) nonHodgkin lymphoma (NHL) or R/R chronic lymphocytic
Precision Biosciences expects to initiate a Phase I/IIa clinical leukemia (CLL) or small lymphocytic lymphoma (SLL) is not
trial for PBCAR20A in the fourth quarter of 2019 with initial yet recruiting participants. As such we await an update on
data expected in 2020.
initiation of the trial in the time frame above.New
Information (01/15/2020) - Precision BioSciences plans to
initiate a Phase I trial of PBCAR20A for the treatment of nonHodgkin's lymphoma (NHL) chronic lymphocytic leukemia
(CLL) and small cell lymphocytic lymphoma (SLL) in the first
quarter of 2020.

Phase I/IIa - R/R DoseEscalation - Trial to Start

Date Range Delayed (12/23/2019) - A Phase I/IIa open-label
dose-escalation dose-expansion parallel assignment study
to evaluate the safety and clinical activity of PBCAR20A in
study participants with relapsed/refractory (r/r) nonHodgkin lymphoma (NHL) or R/R chronic lymphocytic
Precision Biosciences expects to initiate a Phase I/IIa clinical leukemia (CLL) or small lymphocytic lymphoma (SLL) is not
trial for PBCAR20A in the fourth quarter of 2019 with initial yet recruiting participants. As such we await an update on
data expected in 2020.
initiation of the trial in the time frame above.New
Information (01/15/2020) - Precision BioSciences plans to
initiate a Phase I trial of PBCAR20A for the treatment of nonHodgkin's lymphoma (NHL) chronic lymphocytic leukemia
(CLL) and small cell lymphocytic lymphoma (SLL) in the first
quarter of 2020.

Biomedtracker/Meddevicetracker JPM Updated Catalysts - Conference Review
Expected Date Range

Company

Symbol

Drug

Indication

Phase

Expected Catalyst

Catalyst Title

Analysis

Updated Analysis

Date Range Delayed (01/13/2020) - Precision BioSciences
announced that the U.S. Food and Drug Administration
(FDA) has accepted its Investigational New Drug (IND)
application for PBCAR269A for the treatment of
relapsed/refractory multiple myeloma. Precision plans to
initiate dosing in this Phase I clinical trial in 2020.

Now-12/31/2020

Precision BioSciences Inc. DTIL

PBCAR269A

Multiple Myeloma (MM)

IND

Trial Announcement Initiation

Phase I/IIa Trial to Start

A Phase I/IIa open-label dose-escalation dose-expansion
study to evaluate the safety and clinical activity of
PBCAR269A in study participants with relapsed/refractory
multiple myeloma is expected to start in March 2020.

Now-12/31/2020

Precision BioSciences Inc. DTIL

PBCAR0191

Non-Hodgkin's Lymphoma
(NHL)

I/II

Trial Data - Updated
Results

Phase I/IIa - Updated Results

Precision announced the Phase I/IIa trial of PBCAR0191 is
ongoing and updated data including from patients treated
at Dose Level 3 is expected to be presented in the first
quarter of 2020.

Date Range Delayed (01/15/2020) - Precision BioSciences
expect a data readout of a Phase I trial of PBCAR0191 in
non-Hodgki's lymphoma in 2020.

Now-03/31/2020

PTC Therapeutics, Inc.

PTCT

Translarna

Other Ophthalmological
Indications (Ophthalmology)

II

Trial Data - Top-Line
Results

Phase II STAR - Top-Line
Results

PTC announced the Company anticipates results from the
Phase II STAR study of Translarna in 2018.

Date Range Delayed (12/25/2018) - PTC Therapeutics
announced the company anticipates results from its aniridia
study of Translarna in 2019.Date Range Delayed
(01/02/2020) - PTC Therapeutics announced they had the
last patient last visit for the aniridia study for Translarna
which should readout at the beginning of 2020. Date Range
Refined (01/15/2020) - PTC Therapeutics expects data from
the aniridia study of Translarna to be available in the first
quarter of 2020.

01/01/2021-06/30/2020

PTC Therapeutics, Inc.

PTCT

AGIL-AS

Angelman Syndrome

Preclinical

Regulatory - IND Filing

IND Filing

PTC expects to file an IND for its gene therapy program for
Angelman syndrome (AS) in 2020.

Date Range Delayed (01/15/2020) - PTC Therapeutics
announced that they expect to file an IND for its gene
therapy program for Angelman syndrome (AS) in the first
half of 2021.

BLA Filing

Date Range Delayed (07/20/2018) - Based on multi-year
data from initial clinical studies with the AADC gene therapy
treatment candidate PTC plans to submit a Biologics License
Application (BLA) to the FDA in 2019.Date Range Refined
(01/08/2019) - PTC plans to submit a BLA with the FDA
followed by an MAA in Europe for the AADC deficiency gene
therapy program in 2H 2019.Date Range Refined
(10/07/2019) - PTC is preparing a BLA for the treatment of
Agilis announced that following a recent end-of-Phase-II
AADC deficiency for submission to the FDA in the fourth
meeting with the U.S. Food and Drug Administration (FDA)
quarter of 2019.Date Range Delayed (01/02/2020) - PTC
covering the clinical non-clinical and manufacturing data
has not provided an update on the BLA submission for AGILavailable to date Agilis will begin preparing a biologics
AADC. As such we await an update through January
licensing application (BLA) for its gene therapy program for
2020.Date Range Delayed (01/15/2020) - PTC Therapeutics
the treatment of Aromatic L-amino acid decarboxylase
announced that in a recent interaction with the U.S. Food
(AADC) deficiency AGIL-AADC targeted for submission in
and Drug Administration (FDA) there was a request for
2018.
additional information concerning the use of the
commercial delivery system for PTC-AADC in young
patients. Patients have been identified who are
immediately available for treatment with the commercial
delivery system. The company thus anticipates that this will
cause a short delay of the Biologics License Application
(BLA) and should allow for submission to the FDA in the
second quarter of 2020.

04/01/2020-06/30/2020

PTC Therapeutics, Inc.

PTCT

PTC-AADC

Neurology - Other

PTC announced its Friedreich's ataxia program is
progressing with an expected IND filing and entry into the
clinic in 2019.

Duchenne Muscular Dystrophy
III
(DMD)

Regulatory - NDA/BLA
Filing

NDA Resubmission

PTC announced Translarna's dystrophin study was initiated Date Range Delayed (01/15/2020) - PTC plans to re-submit
in the fourth quarter of 2018 for a potential U.S. regulatory the Translarna New Drug Application (NDA) to the FDA with
submission in early 2020.
the data from the dystrophin study in mid-year 2020.

Huntington's Disease

Trial Announcement Initiation

Clinical Studies to Start

PTC Therapeutics announced the Huntington's program is
expected to enter the clinic in 2020.

Date Range Refined (01/15/2020) - PTC Therapeutics
anticipates to file an IND for Huntington's Disease in the
fourth quarter of 2020. As such we await an update on the
clinical trial initiation in the same time frame

Clinical Study to Start

Agilis’ gene therapy program for Angelman syndrome (AS) is
completing final analyses for lead selection of the AAVbased gene therapy. Lead selection is anticipated by the
end of 2017 in support of a pre-IND meeting with the US
FDA and scientific advice in Europe and IND-enabling
studies in 2018 and clinical study in 2019.

Date Range Delayed (01/08/2019) - PTC expects to file an
IND for its gene therapy program for Angelman syndrome
(AS) in 2020. As such we await the start of clinical trials in
2020.Date Range Delayed (01/15/2020) - PTC Therapeutics
announced that they expect to file an IND for its gene
therapy program for Angelman syndrome (AS) in the first
half of 2021. As such we are delaying this trial initiation
catalyst to the same time frame.

Israeli Approval Decision

Date Range Delayed (09/25/2019) - Puma has not provided
an update on regulatory approval of Nerlynx for breast
cancer in Israel. As such we continue to await an update in
Puma expects to receive regulatory approval of Nerlynx for
the time frame above.Date Range Delayed (01/15/2020) breast cancer in Israel in mid-2019.
Puma expects to receive regulatory approval decision of
Nerlynx for breast cancer in Israel in the first quarter of
2020.

PTCT

PTC-FA

Friedreich's Ataxia

04/01/2020-09/30/2020

PTC Therapeutics, Inc.

PTCT

Translarna

10/01/2020-12/31/2020

PTC Therapeutics, Inc.

PTCT

Small Molecule Program
(PTC/CHDI Foundation)

Now-03/31/2020

PTCT

Puma Biotechnology, Inc. PBYI

AGIL-AS

Nerlynx

Date Range Delayed (12/19/2019) - PTC Therapeutics
expects to submit an investigational new drug application
or IND to the FDA for the Friedreich ataxia program midyear 2020. As such we await an update on entry into the
clinic in the time frame above.Date Range Refined
(01/15/2020) - PTC Therapeutics announced that PTC-FA
gene therapy for Friedreich ataxia is progressing and is
anticipated to enter the clinic in the third quarter of 2020.

Clinical Trials to Start

PTC Therapeutics, Inc.

PTC Therapeutics, Inc.

Regulatory - NDA/BLA
Filing

Trial Announcement Initiation

07/01/2020-09/30/2020

01/01/2021-06/30/2021

IIb

Angelman Syndrome

Breast Cancer

Preclinical

Preclinical

Preclinical

Trial Announcement Initiation

Approved

Regulatory - Approval
Decision (Emerging
Markets)

Now-12/31/2020

Radius Health, Inc.

RDUS

Abaloparatide-TD

Osteoporosis / Osteopenia

III

Trial Announcement Patient Enrollment
Completed

In August 2019 Radius initiated the Phase III wearABLe
Phase III - wearABLe - Patient
study of abaloparatide-patch and expects to complete
Enrollment Completed
enrollment by the end of 2019.

Date Range Delayed (11/05/2019) - Radius Health
announced that the wearABLe Phase III study which was
initiated in August 2019 is now open for enrollment at more
than 60 clinical sites in the U.S. The ramp-up in patient
enrollment has been slower than expected due to a higher
than anticipated screen failure rate. A revised enrollment
plan is being implemented that includes identified measures
to improve site recruitment efforts including adding sites
outside the U.S. As such we await an update on the
completion of trial enrollment in the time frame above.Date
Range Delayed (01/14/2020) - Radius Health expects to
complete enrollment of the Phase III wearABLe study of
abaloparatide-patch for the treatment of post-menopausal
osteoporosis in 2020.

07/01/2021-12/31/2021

Radius Health, Inc.

RDUS

Tymlos

Osteoporosis / Osteopenia

Approved

Trial Data - Top-Line
Results

Phase III ATOM - Top-Line
Results

Date Range Delayed (01/14/2020) - Radius Health expects
data of a Phase III ATOM study of Tymlos in male patients
with osteoporosis in the second half of 2021.

07/01/2021-12/31/2021

Radius Health, Inc.

RDUS

Elacestrant

Breast Cancer

III

Trial Data - Top-Line
Results

Phase III EMERALD - Top-Line Radius expects data readout from the Phase III EMERALD
Results
study of Elacestrant in 2021.

Now-12/31/2020

Regeneron
Pharmaceuticals, Inc.

REGN

Libtayo

Skin Cancer - Basal Cell
Carcinoma (BCC)

II

Regulatory - sNDA/sBLA
Filing

sBLA Filing

Date Range Delayed (12/11/2019) - Sanofi now expects to
file for regulatory approval for cemiplimab for the second
Sanofi expects to file for regulatory approval for cemiplimab line treatment of advanced basal cell carcinoma in the
for the treatment of advanced basal cell carcinoma in 2020. second half of 2021.Date Range Expedited (01/13/2020) Regeneron plans to submit a sBLA for Libtayo for basal cell
carcinoma in 2020.

07/01/2020-06/30/2021

Regeneron
Pharmaceuticals, Inc.

REGN

Libtayo

Non-Small Cell Lung Cancer
(NSCLC)

III

Regulatory - sNDA/sBLA
Filing

sBLA Filing

Date Range Delayed (12/11/2019) - Sanofi expects to file
for regulatory approval for cemiplimab for the treatment of
Sanofi expects to file for regulatory approval for cemiplimab
first-line non-small cell lung cancer in 2022.Date Range
for the treatment of first-line non-small cell lung cancer in
Expedited (01/13/2020) - Regeneron expects to file a sBLA
2021.
for Libtayo in first-line non-small cell lung cancer between
the second half of 2020 and the first half of 2021.

Radius expects results from the Phase III trial of
abaloparatide-SC in men with osteoporosis in 2020.

Date Range Refined (01/14/2020) - Radius Health expects
data readout for a Phase III EMERALD study of Elacestrant
in patients with ER+/HER2-advanced/metastatic breast
cancer in the second half of 2021.
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Now-06/30/2020

Company

Regenxbio Inc.

Now-03/31/2020

Replimune Inc.

Symbol

RGNX

REPL

Drug

RGX-314

RP1

Indication

Diabetic Retinopathy
(Ophthalmology)

Solid Tumors

Phase

Preclinical

I/II

Expected Catalyst

Catalyst Title

IND Filing (Diabetic
Retinopathy)

Trial Announcement Other

Date Range Refined (01/14/2020) - Replimune announced
that the company is on track to initiate a new registrationdirected 125-patient cohort in the Phase II clinical trial of
RP1 in combination with Opdivo in anti-PD-1 refractory
Phase I/II - Melanoma Cohort Replimune plans to initiate a registration directed trial with
melanoma patients in the first quarter of 2020 based on the
to Start
RP1 in anti-PD1 refractory melanoma in 2020.
initial clinical efficacy data with RP1 in melanoma. The
additional cohort will be enrolled under an expansion of the
clinical trial collaboration and Opdivo supply agreement
with BMS.

Replimune Inc.

REPL

RP1

Skin Cancer - Squamous Cell
Carcinoma (SCC)

II

Trial Announcement Initiation

Phase Ib (Organ Transplant
Recipients) – Trial to Start

04/01/2020-09/30/2020

Replimune Inc.

REPL

RP1

Solid Tumors

I/II

Trial Data - Updated
Results

Phase I/II - Phase II Data

Now-12/31/2020

Replimune Inc.

REPL

RP3

Solid Tumors

Preclinical

Trial Announcement Initiation

Clinical Development to Start

01/01/2021-04/30/2021

Retrophin, Inc.

RTRX

Sparsentan

Immunoglobulin A (IgA)
III
Nephropathy (Berger's Disease)

Trial Announcement Patient Enrollment
Completed

Phase III PROTECT - Patient
Enrollment Completed

Rigel Pharmaceuticals,
Inc.

2/6/2020 Roche Holding AG

Date Range Delayed (01/14/2020) - Replimune announced
that the company is on track to initiate a clinical trial of RP1
as monotherapy in solid organ transplant recipients with
CSCC in the first half of 2020. The U.S. Food and Drug
Administration (FDA) has accepted the protocol for this
clinical trial under its previously-accepted Investigational
New Drug application for RP1. The clinical trial is intended
to enroll approximately 30 patients and assess the safety
and efficacy of RP1 in liver and kidney transplant recipients
with recurrent CSCC and is expected to provide initial data
by the end of 2020.

Date Range Expedited (01/14/2020) - Replimune
Replimune expects to present Phase II data from the Phase announced that the 30 patient Phase II cohort of the Phase
I/II study (RP1 alone and RP1 combined with nivolumab) in I/II trial of RP1 alone and in combination with nivolumab is
the second half of 2020.
fully enrolled with data intended to be presented mid-year
2020.
New Information (01/14/2020) - Replimune announced
Replimune expects to initiate clinical development of RP3 in that the Phase I clinical trial of RP3 alone and in
2020.
combination with an anti-PD-1 therapy is expected to
initiate in 2020.
Retrophin expects enrollment in the PROTECT Study to
complete in the first half of 2021.

Date Range Refined (01/14/2020) - The Phase III PROTECT
Study is expected to reach enrollment of 280 patients with
IgA nephropathy (IgAN) by early 2021.

RIGL

Tavalisse

Immune Thrombocytopenic
Purpura (ITP)

Approved

Progress Update Product Launch (Europe)
Product Launch (Europe)

Rigel Pharmaceuticals announced that if Tavalisse is
approved by the European Medicines Agency (EMA)
Germany will likely be the first market to launch in 2020.

RHHBY

Risdiplam

Spinal Muscular Atrophy

NDA

Trial Data - Updated
Results

PTC Therapeutics announced that data from the pivotal
part of SUNFISH study evaluating risdiplam in SMA type 2/3
patients will be presented at the SMA Europe Conference
from February 5 – 7 2020.

Exact Date (01/17/2020) - Roche announced a live audio
webcast and conference call on February 6 2020
highlighting Roche data on risdiplam in type 2/3 spinal
muscular atrophy from the SUNFISH Part 2 trial presented
at the 2nd International Scientific Congress on Spinal
Muscular Atrophy.
Date Range Delayed (05/11/2017) - Roche plans to file for
US/EU approval of RG7916 for SMA in 2020 and
beyond.Date Range Refined (09/18/2018) - Roche plans to
file for US/EU approval of RG7916 for SMA in 2020. Date
Range Expedited (01/08/2019) - PTC announced regulatory
submissions for Risdiplam are targeted for the second half
of 2019 based on recent feedback from the FDA & national
health authorities in Europe that Part 1 of FIREFISH and
SUNFISH may be sufficient to file an NDA/MAA.Date Range
Delayed (10/29/2019) - PTC announced a MAA filing in the
EU for risdiplam to treat SMA Types 1 2 and 3 patients is
expected to occur in the first half of 2020.Date Range
Refined (01/15/2020) - PTC Therapeutics plans to submit an
MAA filing in the EU for risdiplam to treat SMA Types 1 2
and 3 patients in the second quarter of 2020.

Phase II SUNFISH - Updated
Results at SMA Europe

Regulatory - MAA
Submission (Europe)

MAA Submission

Roche plans to file for US/EU approval of RG7916 for SMA
in 2019 and beyond.

Diffuse Large B-Cell Lymphoma
Approved
(DLBCL) - NHL

Regulatory - sNDA/sBLA
Filing

sBLA Filing - 1st Line

Roche plans to file for US/EU approval of Polatuzumab
Vedotin for the first-line treatment of DLBCL in 2021.

Polivy

Diffuse Large B-Cell Lymphoma
Approved
(DLBCL) - NHL

Regulatory Supplemental Filing
(Europe)

Supplemental EU Filing - 1st
Line

Roche plans to file for US/EU approval of Polatuzumab
Vedotin for the first-line treatment of DLBCL in 2021.

RHHBY

Tecentriq

Non-Small Cell Lung Cancer
(NSCLC)

Approved

Regulatory - sNDA/sBLA
Filing

sBLA Filing - Neoadjuvant

Roche plans to file for approval of Tecentriq for the
neoadjuvant treatment of NSCLC in 2021.

RHHBY

Tecentriq

Non-Small Cell Lung Cancer
(NSCLC)

Approved

Regulatory Supplemental Filing
(Europe)

Supplemental EU Filing Neoadjuvant

Roche plans to file for approval of Tecentriq for the
neoadjuvant treatment of NSCLC in 2021.

Roche Holding AG

RHHBY

Risdiplam

Spinal Muscular Atrophy

Now-12/31/2021

Roche Holding AG

RHHBY

Polivy

Now-12/31/2021

Roche Holding AG

RHHBY

01/01/2021-12/31/2022

Roche Holding AG

01/01/2021-12/31/2022

Roche Holding AG

Roche Holding AG

Replimune intends to initiate a new Phase Ib clinical trial of
single agent RP1 in organ transplant recipients with CSCC
for which the clinical trial protocol has been accepted by
the FDA under the Company’s Investigational New Drug
application. This clinical trial is intended to enroll
approximately 30 patients and assess the safety and
efficacy of RP1 in liver and kidney transplant recipients with
recurrent CSCC and is expected to initiate in the first
quarter of 2020.

New Information (11/15/2019) - Rigel Pharmaceuticals
announced that the Committee for Medicinal Products for
Human Use (CHMP) the scientific committee of the
European Medicines Agency has adopted a positive opinion
for Rigel's Marketing Authorization Application (MAA) for
fostamatinib disodium hexahydrate (fostamatinib) for the
treatment of chronic immune thrombocytopenia in adult
patients who are refractory to other treatments. Rigel's
European partner Grifols is preparing for a prospective
commercial launch in 2020.Date Range Refined
(01/16/2020) - Rigel reported that with European approval
of Tavalisse in January 2020 the company is preparing to
launch Tavalisse in Europe in mid-2020.Date Range Refined
(01/17/2020) - Grifols announced the company is planning
the Tavlesse launch to be in the second quarter of 2020.

04/01/2020-06/30/2020

01/01/2021-12/31/2022

REGENXBIO announces that the company plans to file an
IND for a Phase II clinical trial of an additional proposed
Ophthalmic indication for H2 2019.

Updated Analysis

New Information (05/08/2019) - REGENXBIO announced
that it expects to file a new IND for a Phase II trial
evaluating RGX-314 in subjects with diabetic retinopathy
(DR) in the second half of 2019. Date Range Delayed
(11/05/2019) - REGENXBIO announced that they plan to file
their IND for RGX-314 for diabetic retinopathy in the first
quarter of 2020. Date Range Delayed (01/13/2020) REGENXBIO expects to submit an IND in the first half of
2020 and plans to initiate a Phase II trial of the
suprachoroidal delivery of RGX-314 using the SCS
Microinjector for the treatment of DR in the second half of
2020.

Regulatory - IND Filing

Now-06/30/2020

04/01/2020-06/30/2020

Analysis

RHHBY

Faricimab

Wet Age-Related Macular
Degeneration (Wet AMD)
(Ophthalmology)

NDA

III

Regulatory - NDA/BLA
Filing

BLA Filing

Roche plans to file for US/EU approval of RG7716 for the
treatment of wet AMD in 2018 and beyond.

Date Range Refined (01/14/2020) - Roche announced that
they expect to file for US/EU approval for Polivy for the
treatment of diffuse large B-cell lymphoma between 2020
and 2021.
Date Range Refined (01/14/2020) - Roche announced that
they expect to file for US/EU approval for Polivy for the
treatment of diffuse large B-cell lymphoma between 2020
and 2021.
Date Range Refined (01/14/2020) - Roche announced that
they expect to file for US/EU approval for Tecentriq for
neoadjuvant treatment of non-small cell lung cancer
between 2021 and 2022.
Date Range Refined (01/14/2020) - Roche announced that
they expect to file for US/EU approval for Tecentriq for
neoadjuvant treatment of non-small cell lung cancer
between 2021 and 2022.
Date Range Delayed (05/05/2016) - Roche plans to file for
US/EU approval of RG7716 for the treatment of wet AMD in
2019 and beyond.Date Range Delayed (05/11/2017) Roche plans to file for US/EU approval of RG7716 for the
treatment of wet AMD in 2020 and beyond.Date Range
Delayed (05/02/2019) - Roche plans to file for US/EU
approval of faricimab for the treatment of wet AMD in
2022 and beyond. We await an update in this
timeframe.Date Range Expedited (01/14/2020) - Roche
announced that they plan to file for US/EU approval for
faricimab between 2021 and 2022.
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Date Range Delayed (05/05/2016) - Roche plans to file for
US/EU approval of RG7716 for the treatment of wet AMD in
2019 and beyond.Date Range Delayed (05/11/2017) Roche plans to file for US/EU approval of RG7716 for the
treatment of wet AMD in 2020 and beyond.Date Range
Delayed (05/02/2019) - Roche plans to file for US/EU
approval of faricimab for the treatment of wet AMD in
2022 and beyond. We await an update in this
timeframe.Date Range Expedited (01/14/2020) - Roche
announced that they plan to file for US/EU approval for
faricimab between 2021 and 2022.

01/01/2021-12/31/2022

Roche Holding AG

RHHBY

Faricimab

Wet Age-Related Macular
Degeneration (Wet AMD)
(Ophthalmology)

III

Regulatory - MAA
Submission (Europe)

MAA Submission

Roche plans to file for US/EU approval of RG7716 for the
treatment of wet AMD in 2018 and beyond.

Now-12/31/2022

Roche Holding AG

RHHBY

HTT-ASO

Huntington's Disease

III

Regulatory - MAA
Submission (Europe)

MAA Submission

Roche plans to file for US/EU approval of HTT ASO for the
Date Range Expedited (01/14/2020) - Roche announced
treatment of Huntington's disease by 2022 and beyond. We that they expect to file for US/EU approval of HTT ASO for
await an update in this timeframe.
the treatment of Huntington's disease in 2022 at the latest.

Now-12/31/2022

Roche Holding AG

RHHBY

HTT-ASO

Huntington's Disease

III

Regulatory - NDA/BLA
Filing

NDA Filing

Roche plans to file for US/EU approval of HTT ASO for the
Date Range Expedited (01/14/2020) - Roche announced
treatment of Huntington's disease by 2022 and beyond. We that they expect to file for US/EU approval of HTT ASO for
await an update in this timeframe.
the treatment of Huntington's disease in 2022 at the latest.

01/01/2021-12/31/2022

Roche Holding AG

RHHBY

Faricimab

Diabetic Macular Edema
(Ophthalmology)

III

Regulatory - NDA/BLA
Filing

BLA Filing

Roche plans to file for US/EU approval of RG7716 for the
treatment of diabetic macular edema in 2020 and beyond.

Date Range Delayed (05/02/2019) - Roche plans to file for
US/EU approval of faricimab for the treatment of diabetic
macular edema in 2022 and beyond.Date Range Expedited
(10/16/2019) - Roche plans to file for US/EU approval of
faricimab for the treatment of diabetic macular edema in
2021.Date Range Refined (01/14/2020) - Roche announced
that they plan to file for US/EU approval for faricimab
between 2021 and 2022.

01/01/2021-12/31/2022

Roche Holding AG

RHHBY

Faricimab

Diabetic Macular Edema
(Ophthalmology)

III

Regulatory - MAA
Submission (Europe)

MAA Submission

Roche plans to file for US/EU approval of RG7716 for the
treatment of diabetic macular edema in 2020 and beyond.

Date Range Delayed (05/02/2019) - Roche plans to file for
US/EU approval of faricimab for the treatment of diabetic
macular edema in 2022 and beyond.Date Range Expedited
(10/16/2019) - Roche plans to file for US/EU approval of
faricimab for the treatment of diabetic macular edema in
2021.Date Range Refined (01/14/2020) - Roche announced
that they plan to file for US/EU approval for faricimab
between 2021 and 2022.

04/01/2020-06/30/2020

Rocket Pharmaceuticals
Inc.

RCKT

RP-L102

Anemia

II

Trial Data - Updated
Results

Phase I - Fanconi Anemia
Subtype A (Pediatric, US) Updated Results

Rocket Pharmaceuticals announced that the company is
expecting to present additional long-term follow-up data
from these patients in the first half of 2020.

Date Range Refined (01/13/2020) - Rocket Pharma
reported that additional Process B data for the Phase I
study of RP-L102 in Fanconi anemia is expected in the
second quarter of 2020.

07/01/2020-12/31/2020

Rocket Pharmaceuticals
Inc.

RCKT

RP-L102

Anemia

II

Trial Data - Top-Line
Results

Phase II FANCOLEN-II - TopLine Results

Rocket Pharmaceuticals announced that the first patient in
Date Range Refined (01/13/2020) - Rocket Pharmaceuticals
the global Phase II registration-enabling study of RP-L102
announced that data from the Phase II study of RP-L102 in
“Process B” received investigational therapy. Preliminary
Faconi anemia is anticipated in the second half of 2020.
Phase II Data is anticipated in 2020.

07/01/2020-12/31/2020

Rocket Pharmaceuticals
Inc.

Preclinical

Trial Announcement Initiation

Clinical Trials to Start

Rocket Pharma announced that the LAD-I program is
expected to advance into the clinic in 2018 with the PKD
and IMO programsto follow in 2019.

Date Range Delayed (10/19/2018) - The Leukocyte
Adhesion Deficiency-I program is on track to enter the clinic
in 2019; the infantile malignant osteopetrosis program is
expected to enter the clinic in 2020.Date Range Refined
(01/13/2020) - Rocket Pharma announced that the a
clinical study of RP-L401 in infantile malignant
osteopetrosis is expected in the second half of 2020.

Phase III PSOARING 1 - TopLine Results

GlaxoSmithKline announced that Phase III data of
GSK2894512 for the treatment of atopic dermatitis and
psoriasis are expected in the first half of 2019.

Date Range Delayed (01/07/2019) - Roivant Sciences
expects the initiation of two Phase III trials of tapinarof for
psoriasis in 2019. We await an updated timeline on the
data from these studies. Date Range Delayed (06/05/2019) Dermavant Sciences announced that the first patient has
been dosed in its pivotal Phase III psoriasis clinical program
PSOARING for tapinarof. Top-line data is anticipated in the
first half of 2020.Date Range Delayed (01/17/2020) Dermavant Sciences announced that they expect topline
data from the Phase III PSOARING programs evaluating
tapinarof for the treatment of psoriasis in 2020.
Date Range Refined (11/12/2019) - Sage Therapeutics plans
to initiate study-related activities for a Phase II study
evaluating SAGE-324 as a potential therapy for ET in the
fourth quarter of 2019. Dosing is anticipated to begin in the
first half of 2020.Date Range Refined (01/13/2020) - Sage
announced the company plans to initiate the Phase II study
of SAGE-324 in essential tremor during the first half of
2020.

Now-12/31/2020

RCKT

Roivant Sciences, Inc.

RP-L401

Tapinarof

Osteopetrosis

Psoriasis

III

Trial Data - Top-Line
Results

Now-06/30/2020

Sage Therapeutics, Inc.

SAGE

SAGE-324

Essential Tremor

I

Trial Announcement Initiation

Phase II - Trial to Start

Sage plans to initiate a Phase II study evaluating SAGE-324
in essential tremor in the second half of 2019. This study
will also inform clinical expansion into adjacent
opportunities in neurological conditions such as
epileptiform disorders and Parkinson’s.

01/01/2021-06/30/2021

Sage Therapeutics, Inc.

SAGE

SAGE-217

Major Depressive Disorder
(MDD)

III

Trial Data - Top-Line
Results

Phase III RAINFOREST - TopLine Results

Date Range Delayed (01/13/2020) - Sage announced the
Phase III RAINFOREST study of SAGE-217 has been placed
Topline readouts from SAGE-217 Phase III RAINFOREST and
on hold as the company is evaluating potential
SHORELINE studies are anticipated in 2020.
amendments for the trial. As such we await an update on
top-line results in the time frame above.

04/01/2020-09/30/2020

Sanofi

SNY

DNL747

Amyotrophic Lateral Sclerosis
(ALS)

Development
Outside U.S.

Trial Data - Top-Line
Results

Phase Ib - Top-Line Results

Denali announced the initiation of the Phase Ib study
investigating the safety and tolerability of DNL747 for the
treatment of amyotrophic lateral sclerosis (ALS). The
company expects a top-line data readout in the fourth
quarter of 2019.

Date Range Delayed (12/30/2019) - Sanofi expects to have
primary data from its Phase I study of DNL747 for ALS in
2020.Date Range Refined (01/14/2020) - Denali announced
the RIPK1 inhibitor DNL747 Phase Ib trials in Alzheimer’s
and ALS are fully enrolled and the open label extension in
ALS is ongoing with data readouts on track for mid-2020.

04/01/2020-06/30/2020

Sarepta Therapeutics,
Inc.

SRPT

SRP-9003

Muscular Dystrophy

I/II

Trial Announcement Other

Sarepta announced that consistent with the protocol they
will treat an additional three-patient cohort with a higher
Dose Selection for Pivotal Trial dose in their trial evaluating a construct for limb-girdle 2E
and then in early 2020 they will decide on the dose for a
pivotal trial.

Date Range Refined (01/13/2020) - Sarepta announced the
company plans to select a dose for SRP-9003 in the second
quarter of 2020.

04/01/2020-09/30/2020

Sarepta Therapeutics,
Inc.

SRPT

SRP-5051

Duchenne Muscular Dystrophy
I
(DMD)

Trial Data - Top-Line
Results

Phase I/II OLE - Top-Line
Results

Now-12/31/2020

04/01/2021-09/30/2021

Sosei Co., Ltd

SpringWorks
Therapeutics, Inc.

4565:JP

SWTX

HTL0022562

Nirogacestat

Migraine and Other Headaches

Solid Tumors

Development
Outside U.S.

III

Trial Announcement Initiation

Trial Data - Top-Line
Results

Phase I - Trial to Start

Phase III - Top-Line Results

Sarepta announced that they have moved to their multiascending dose trial for their next generation RNA platform
and are dosing trial participants now. They expect safety
and dosing insight to be available in 2020.

Date Range Refined (01/13/2020) - Sarepta announced the
company initiated the multi-ascending dose trial for SRP5051. The company anticipates safety and dosing insights in
mid-2020.

Sosei announced that the Phase I first in human trial of
HTL22562 is expected to initiate in Q4 2019.

Date Range Delayed (12/23/2019) - Sosei has not
announced additional timing expectations about the
initiation of the Phase I first in human trial of HTL22562. As
such we await an update through the time frame
above.Date Range Delayed (01/15/2020) - Sosei plans to
advance its in house CRGP candidate for the treatment of
migraine to Phase I in 2020.

Springworks announced they anticipate a top-line data
readout for their Phase III trial of nirogacestat for the
treatment of sarcoma in early 2021.

Date Range Expedited (01/07/2019) - SpringWorks
anticipates an interim analysis for the Phase III study of
Nirogacestat for the treatment of desmoid tumor to take
place in 2020.New Information (08/16/2019) - SpringWorks
expects to provide an update on the DeFi trial in 2020
ahead of an anticipated top-line data readout in 2021.Date
Range Refined (01/14/2020) - SpringWorks announced that
the top-line data readout of the Phase III DeFi trial of
nirogacestat is expected between Q2 2021 and Q3 2021.
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Now-03/31/2020

Company

Stemline Therapeutics,
Inc.

Symbol

STML

Drug

Elzonris

Indication

Blastic Plasmacytoid Dendritic
Cell Neoplasm (BPDCN)

Phase

Approved

Expected Catalyst

Trial Announcement Initiation

Catalyst Title

Phase I/II - Maintenance Post- Stemline expects to initiate a study of Elzonris for a BPDCN
SCT - Trial to Start
maintenance indication in mid 2019.

Updated Analysis

Date Range Delayed (10/04/2019) - Stemline Therapeutics
lists that a Phase II trial of ELZONRIS as maintenance
therapy post-stem cell transplant (SCT) in patients with
BPDCN was granted regulatory authorization to proceed.
Further program updates are anticipated later this year. We
await an initiation update through year end 2019. Date
Range Delayed (12/24/2019) - Stemline Therapeutics has
not announced additional timing expectations about the
Phase II trial of ELZONRIS as maintenance therapy poststem cell transplant (SCT) in patients with BPDCN. As such
we await an update through the time frame above.New
Information (01/14/2020) - Stemline Therapeutics expects
the initiation of a Phase I/II trial of ELZONRIS in patients
with BPDCN in the maintenance setting post-stem cell
transplant (SCT) in the first quarter of 2020.

Stemline anticipates starting additional studies in multiple
subsets of acute myelogenous leukemia which include
CD123+ enriched AML and neoplastic pDCs AML in the
second half of 2019.

Date Range Delayed (12/24/2019) - Stemline Therapeutics
has not announced additional timing expectations about
the initiation of additional studies in multiple subsets of
acute myelogenous leukemia. As such we await an update
through the time frame above.Date Range Delayed
(01/15/2020) - Stemline Therapeutics plans to enroll their
first patient in a CD123-enriched study in the third quarter
of 2020 with an expected data read out in the first quarter
of 2021.

Progress Update Product Launch (Europe)
Product Launch (Europe)

Stemline expects an opinion for Elzonris in BPDCN by the
Committee for Medicinal Products for Human Use (CHMP)
later this year. If successful Stemline is targeting a
commercial launch in Europe in the first quarter of 2020.

Date Range Delayed (01/15/2020) - Stemline Therapeutics
expects a possible approval and launch of Elzonris for the
treatment of blastic plasmacytoid dendritic cell neoplasm
(BPDCN) in mid-2020.

Trial Data - Top-Line
Results

Stemline Therapeutics expects to provide data updates of a
Phase I/II trial of ELZONRIS in combination with other
agents in patients with relapsed/refractory AML treatmentnaive AML unfit for chemotherapy and high-risk
myelodysplastic syndrome (MDS) in 2020.

Date Range Refined (01/15/2020) - Stemline Therapeutics
expect data updates of a Phase I/II study of Elzonris in
patients with relapsed/refractory or treatment-naive unfit
for standard therapy AML or high-risk MDS in the second
half of 2020.

07/01/2020-09/30/2020

Stemline Therapeutics,
Inc.

STML

Elzonris

Acute Myelogenous Leukemia
(AML)

I/II

Trial Announcement Initiation

04/01/2020-09/30/2020

Stemline Therapeutics,
Inc.

STML

Elzonris

Blastic Plasmacytoid Dendritic
Cell Neoplasm (BPDCN)

Approved

07/01/2020-12/31/2020

Stemline Therapeutics,
Inc.

STML

Elzonris

Acute Myelogenous Leukemia
(AML)

I/II

04/01/2020-09/30/2020

Stoke Therapeutics, Inc.

STOK

STK-001

Dravet Syndrome (Epilepsy)

Preclinical

Trial Announcement Initiation

Now-03/31/2020

Syros Pharmaceuticals

SYRS

SY-5609

Solid Tumors

Preclinical

Trial Announcement Initiation

Now-03/31/2020

TG Therapeutics, Inc.

TGTX

TG-1303

Chronic Lymphocytic Leukemia
(CLL)/Small Cell Lymphocytic
III
Lymphoma (SLL) - NHL

Trial Data - Top-Line
Results

Phase I/II - CD123-Elevated Trial to Start

Phase I/II - R/R AML/Naive
AML/MDS - Top-Line Results

Stoke Therapeutics announced that it has completed a $90
million Series B financing to advance its pipeline of
antisense oligonucleotide medicines for Dravet Syndrome
Phase I/IIa MONARCH - Study
and other severe genetic diseases. The company is
to Start
advancing its lead program a therapeutic candidate for
Dravet Syndrome and expects to be in the clinic by early
2020.

Phase I - Oncology Trial to
Start

Date Range Delayed (01/08/2019) - Stoke Therapeutics
anticipates to initiate a Phase I/II trial (single ascending
dose) for the company's therapeutic candidate for Dravet
Syndrome in mid-2020.Date Range Refined (06/07/2019) Stoke Therapeutics plans to submit an investigational new
drug application or IND for STK-001 by early 2020 and
expects to initiate a Phase I/II clinical trial in the first half of
2020.Date Range Refined (01/14/2020) - Stoke
Therapeutics lists that they are on track to enroll the first
patient in the Phase I/IIa MONARCH study of STK-001 for
the treatment of Dravet syndrome in the second or third
quarter of 2020.

Date Range Expedited (01/14/2020) - Syros announced the
Company plans to initiate a Phase I trial of SY-5609 in
Syros announced that the company plans to complete INDpatients with breast colorectal lung and ovarian cancers as
enabling studies of SY-5609 to support the initiation of a
well as in patients with solid tumors of any histology
Phase I oncology trial in early 2020.
harboring Rb pathway alterations in the first quarter of
2020.
Date Range Refined (03/16/2017) - TG expects to complete
the first interim assessment of the contribution of single
agent arms in the Phase III UNITY-CLL trial by mid-year
2017. More specifically in a few months from now as
conveyed by the Company. We await an update in the time
frame provided above.Date Range Delayed (05/23/2017) TG Therapeutics announced that the independent Data
Safety Monitoring Board (DSMB) of the UNITY-CLL Phase III
trial has completed a pre-specified interim analysis to
assess the contribution of TG-1101 (ublituximab) and TGR1202 in the combination regimen of TG-1101 plus TGR1202. Given the current rate of enrollment the Company
TG Therapeutics plans to release an interim analysis of
has updated their target timeline to complete enrollment
Phase III UNITY-CLL - Top-Line single agent arms from the Phase III UNITY-CLL study of TG- by year-end 2017. This will put TG Therapeutics in a
Results
1303 for the treatment of chronic lymphocytic leukemia
position to report pivotal Overall Response Rate (ORR) data
(CLL) in the second half of 2017.
in the third quarter of 2018. Date Range Expedited
(09/05/2017) - TG Therapeutics announced that target
enrollment for the UNITY-CLL Phase III trial has been
achieved. The completion of target enrollment in the UNITYCLL clinical trial is nearly 9 months earlier than the original
projections. Top-line data on the ORR endpoint is now
expected in the second quarter of 2018. Date Range
Delayed (06/04/2018) - TG Therapeutics plans to present
top-line response rate data from the UNITY-CLL Phase III
trial by the end of summer 2018. Date Range Delayed
(09/14/2018) - TG Therapeutics announced the Company
plans to present top-line overall response rate results from
our UNITY-CLL
Phase(10/16/2017)
OOO trial in front
line and relapsed or
Date
Range Refined
- TG Therapeutics

Now-06/30/2020

TG Therapeutics, Inc.

TGTX

TG-1303

Chronic Lymphocytic Leukemia
(CLL)/Small Cell Lymphocytic
III
Lymphoma (SLL) - NHL

Regulatory - NDA/BLA
Filing

NDA Filing

07/01/2020-12/31/2020

TG Therapeutics, Inc.

TGTX

Ublituximab

Multiple Sclerosis (MS)

Trial Data - Top-Line
Results

Phase III ULTIMATE I - TopLine Results

III

Analysis

announced top-line Overall Response Rate (ORR) data from
the UNITY-CLL trial is expected in the second quarter of
2018 and the company is targeting a New Drug Application
(NDA)/ Biologics License Application (BLA) filing for the
combination of TGR-1202 and TG-1101 in the second half of
2018. Date Range Refined (01/11/2018) - TG Therapeutics
anticipates a New Drug Application (NDA)/ Biologics License
Application (BLA) filing for the combination of TGR-1202
and TG-1101 in the fourth quarter of 2018.New Information
(09/25/2018) - TG Therapeutics announced that the
independent Data Safety Monitoring Board (DSMB) for the
TG Therapeutics announced that enrollment of the UNITY- UNITY-CLL Phase III trial met to review ongoing data from
CLL Phase III trial is currently exceeding expectations and
the study and advised the Company that the interim
the Company expects to be able to commence a regulatory analysis of Overall Response Rate (ORR) could not be
filing for the combination in 2018.
conducted at this time as the data were not sufficiently
mature to conduct the analysis. Given the uncertainty
surrounding the timing and the outcome of the ORR
analysis as well as the significant regulatory hurdles
associated with accelerated approval for CLL the Company
is now guiding that it will focus on the primary endpoint of
Progression Free Survival (PFS) to support full approval of
the ublituximab plus umbralisib (U2) combination. At this
time the Company is not planning to seek accelerated
approval based on ORR. TG Therapeutics anticipates having
a PFS read out in 2019. As such we await an update on an
NDA filing in the time frame above.Date Range Delayed
(11/12/2019) - TG Therapeutics expects to report potential
Date Range Delayed (08/29/2019) - TG Therapeutics
TG Therapeutics announced that target enrollment in the
announced topline data from the Phase III ULTIMATE
ULTIMATE I and II Phase III trials has been achieved. Having
program is expected in the middle to second half of
achieved target enrollment in the ULTIMATE Phase III trials
2020.Date Range Refined (01/16/2020) - TG Therapeutics
approximately 9 months ahead of originally anticipated the
announced that the company expects an ARR data readout
Company believes this may enable an accelerated readout
of its Phase III ULTIMATE I clinical trial of ublituximab in the
of the results possibly as early as the middle of 2020.
second half of 2020.
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07/01/2020-12/31/2020

Company

TG Therapeutics, Inc.

Symbol

TGTX

Drug

Ublituximab

Indication

Multiple Sclerosis (MS)

Phase

III

Expected Catalyst

Trial Data - Top-Line
Results

Analysis

Updated Analysis

Phase III ULTIMATE II - TopLine Results

TG Therapeutics announced that target enrollment in the
ULTIMATE I and II Phase III trials has been achieved. Having
achieved target enrollment in the ULTIMATE Phase III trials
approximately 9 months ahead of originally anticipated the
Company believes this may enable an accelerated readout
of the results possibly as early as the middle of 2020.

Date Range Delayed (08/29/2019) - TG Therapeutics
announced topline data from the Phase III ULTIMATE
program is expected in the middle to second half of
2020.Date Range Refined (01/16/2020) - TG Therapeutics
announced that the company expects an ARR data readout
of its Phase III ULTIMATE II clinical trial of ublituximab in the
second half of 2020.

TherapeuticsMD currently estimates Annovera will be
commercially available as early as the third quarter of 2019
and commercially launched as early as the fourth quarter of
2019 or first quarter of 2020.

Date Range Refined (01/09/2019) - TherapeuticsMD
announced that the company plans to launch the
contraceptive product Annovera in the second half of 2019.
Date Range Delayed (12/30/2019) - TherapeuticsMD
announced that they expect the full commercial launch of
ANNOVERA in the first quarter of 2020.Date Range Refined
(01/15/2020) - TherapeuticsMD announced they anticipate
the launch of Annovera in March 2020.

Catalyst Title

03/01/2020-03/31/2020

TherapeuticsMD, Inc.

TXMD

Annovera

Contraception

Approved

Progress Update Product Launch (U.S.)

Product Launch (US)

05/15/2020-08/14/2020

Theravance Biopharma,
Inc.

TBPH

TD-8236

Asthma

II

Trial Data - Top-Line
Results

Phase II - Top-Line Results

04/01/2020-09/30/2020

Theravance Biopharma,
Inc.

TBPH

TD-8236

Asthma

II

Trial Data - Updated
Results

Phase I - Updated Results

Date Range Refined (01/15/2020) - Theravance Biopharma
Theravance Biopharma announced that a Phase II lung
announced that a Phase II lung allergen challenge study is
allergen challenge study is expected to get underway in the currently recruiting participants with results expected in
fourth quarter of 2019 with results expected in 2020.
2020 most likely in late second quarter to early third
quarter 2020.
Theravance Biopharma announced that the part C
extension portion of the Phase I trial of TD-8236 for
Date Range Delayed (01/15/2020) - Theravance Biopharma
inflammatory lung diseases assessing additional biomarkers expects data from the Phase I biomarker study of TD-8236
in more severe asthmatics is underway with results
in moderate to severe asthmatics in mid-2020
expected in the first half of 2020.

10/01/2020-12/31/2020

Tmunity Therapeutics
,Inc.

PSMA CAR-T Program
(Tmunity)

Prostate Cancer

I

Trial Data - Top-Line
Results

Phase I - Top-Line Results

Date Range Delayed (06/30/2019) - We await an update in
the time frame above.Date Range Delayed (07/12/2019) We continue to await an update. Date Range Delayed
Tmunity reported that data readout for PSMA CAR-T in
(09/18/2019) - We continue to await an update.Date Range
metastatic castrate resistant prostate cancer is expected in
Delayed (12/30/2019) - We continue to await an
the first half of 2019.
update.Date Range Delayed (01/15/2020) - Tmunity
expects to identify a Phase II dose from its PSMA program
in the fourth quarter of 2020.

01/01/2021-12/31/2021

Tmunity Therapeutics
,Inc.

PSMA CAR-T Program
(Tmunity)

Prostate Cancer

I

Trial Announcement Initiation

Phase II - Trial to Start

Tmunity reported that the Phase II trial of PSMA CAR-T in
Date Range Delayed (01/15/2020) - Tmunity plans to
metastatic castrate resistant prostate cancer is expected in commence a Phase II study of its PSMA program for
2020.
prostate cancer in 2021.

01/01/2021-03/31/2022

Transcenta Holding Ltd.

Blosozumab

Osteoporosis / Osteopenia

Development
Outside U.S.

Trial Announcement Initiation (Emerging
Markets)

Clinical Trials to Start (China)

Transcenta Holding expects Blosozumab to enter clinical
trials in China in 2020.

Date Range Delayed (01/17/2020) - Transcenta announced
that the IND of TST002 in-licensed from Eli Lilly and
Company is expected to be filed next year 2021. We await
an update on trial initiation through Q1 2022.
Date Range Refined (11/14/2019) - Tricida announced that
the U.S. Food and Drug Administration (FDA) has accepted
for review its New Drug Application (NDA) for veverimer
under the Accelerated Approval Program. In its
correspondence FDA also stated that no filing review issues
were identified. The FDA has assigned a Prescription Drug
User Fee Act (PDUFA) goal date of August 22 2020. The
Company is targeting a launch in the fourth quarter of
2020.Date Range Expedited (01/14/2020) - Tricida
announced that the company expects to launch veverimer
during the third quarter of 2020.

07/01/2020-09/30/2020

Tricida, Inc.

TCDA

Veverimer

Renal Disease / Renal Failure

NDA

Progress Update Product Launch (U.S.)

Product Launch (U.S.)

Tricida announced that it has submitted a New Drug
Application (NDA) to the U.S. Food and Drug Administration
(FDA) under the Accelerated Approval Program for approval
of veverimer for the treatment of metabolic acidosis in
patients with CKD. Based on a priority 8-month original
NDA filing under PDUFA VI guidelines the PDUFA decision
should occur on May 4 2020. The Company expects the
launch of veverimer in 2020.

07/01/2020-12/31/2020

Ultragenyx
Pharmaceutical Inc.

RARE

DTX701

Wilson's Disease

Preclinical

Regulatory - IND Filing

IND Filing

Ultragenyx anticipates on filing an IND for UX701 in 2020.

Date Range Refined (01/13/2020) - Ultragenyx announced
the Company expects to submit an IND application in the
second half of 2020 for UX701 for the treatment of Wilson
disease.

Ultragenyx is proceeding to a confirmatory expansion
cohort that will enroll three patients in its Phase I/II study
evaluating the safety tolerability and therapeutic response
of DTX401 in adults with glycogen storage disease type Ia
(GSDIa) at the second cohort dose of 6.0 × 10^12 GC/kg.
Data from the expansion cohort are expected in the first
half of 2020. If the expansion cohort results are consistent
with those observed to date then the Phase III trial
expected to begin in 2020 will study this dose level.

Date Range Refined (01/13/2020) - Ultragenyx announced
that the Phase III trial of DTX401 for the treatment of
glycogen storage disease (GSD) could begin in the second
half of 2020.

07/01/2020-12/31/2020

Ultragenyx
Pharmaceutical Inc.

RARE

DTX401

Glycogen Storage Disease
(GSD)

I/II

Trial Announcement Initiation

Phase III Study to Start

Now-03/31/2020

United Therapeutics
Corporation

UTHR

Tyvaso

Pulmonary Arterial
Hypertension (PAH) and
Pulmonary Hypertension (PH)

Approved

Trial Data - Top-Line
Results

Phase II/III INCREASE - TopLine Results

Now-06/30/2020

UroGen Pharma, Ltd.

URGN

VesiGel

Bladder Cancer

IIb

Trial Data - Updated
Results

07/01/2020-12/31/2020

UroGen Pharma, Ltd.

URGN

VesiGel

Bladder Cancer

IIb

Trial Announcement Initiation

Phase III to Start

UroGen announced initial CR data from the UGN-102 Phase
IIb OPTIMA II Trial in patients with intermediate risk lowDate Range Refined (01/15/2020) - UroGen plans to initiate
grade non-muscle invasive bladder cancer (LG NMIBC). The a pivotal Phase III study of UGN-102 head-to-head against
Company intends to initiate a pivotal Phase III trial in 2020 TURBT in the second half of 2020.
following discussion with the FDA.

07/01/2020-12/31/2020

Urovant Sciences, Inc.

UROV

Vibegron

Irritable Bowel Syndrome (IBS) II

Trial Data - Top-Line
Results

Phase IIa Top-Line Results

Urovant announced that top-line results from the Phase IIa Date Range Refined (01/15/2020) - Urovant announced
study of IBS associated pain are expected to be announced that top-line results from the Phase IIa study of vibegron in
in 2020.
IBS associated pain are expected in H2 2020.

01/01/2021-12/31/2021

Urovant Sciences, Inc.

UROV

URO-902

Overactive Bladder (OAB)

II

Trial Data - Top-Line
Results

Phase IIa - Top-Line Results

Roivant announced that the top-line results for the Phase
IIa trial of URO-902 for OAB are planned to be released in
2020.

01/01/2021-12/31/2021

Urovant Sciences, Inc.

UROV

Vibegron

Overactive Bladder (OAB)

NDA

Trial Data - Top-Line
Results

Date Range Delayed (01/15/2020) - Urovant announced
Phase III COURAGE - Top-Line Urovant Sciences announced they expect to release top-line
that the company expects top-line results of the Phase III
Results
data for the Phase III COURAGE study in 2020.
vibegron trial in OAB and BPH in 2021.

01/01/2021-06/30/2021

Vir Biotechnology, Inc.

VIR

VIR-3434

Hepatitis B (HBV) Treatment
(Antiviral)

Preclinical

Trial Data - Top-Line
Results

Phase I - Top-Line Results

Vir anticipates clinical data from a Phase I clinical trial of
VIR-3434 to be available in the second half of 2020.

Date Range Delayed (01/15/2020) - Vir anticipates clinical
data from a Phase I clinical trial of VIR-3434 to be available
in the first half of 2021.

01/01/2021-06/30/2021

Vir Biotechnology, Inc.

VIR

VIR-2020

Tuberculosis

Preclinical

Regulatory - IND Filing

IND Filing

Vir plans to submit an IND in the second half of 2020 for
VIR-2020 a subcutaneously administered TB T cell vaccine
based on HCMV.

Date Range Delayed (01/14/2020) - Vir Biotechnology
expects to file an IND for VIR-2020 in the first half of 2021.

07/01/2020-12/31/2020

Voyager Therapeutics

VYGR

VY-AADC

Parkinson's Disease (PD)

II

Trial Announcement Initiation

Phase III RESTORE-2 Study to
Start

Voyager expects RESTORE-1 will take approximately 15 to
21 months to enroll. Voyager plans to begin enrolling
patients in RESTORE-2 in both active Phase II sites and
additional sites globally in the first half of 2020.

Date Range Delayed (01/13/2020) - Neurocrine announced
the Company plans to initiate the RESTORE-II registration
trial in 2H 2020.

Trial Announcement Initiation

Date Range Delayed (11/05/2019) - Based on the
anticipated timing of data from stability studies ongoing for
XEN901 and based on the anticipated timing of the PK study
data in adult volunteers Xenon anticipates filing an IND or
IND-equivalent submission in the first quarter of 2020 in
order to start a proposed Phase II or III clinical trial in
Xenon intends to run a Phase I pharmacokinetic (PK) study
SCN8A-DEE patients. As such we await an update in the
in adults with the new pediatric formulation beginning late
Phase II/III SCN8A-EE Patients same time frame.Date Range Delayed (12/02/2019) in the third quarter of this year and then initiate a Phase
Trial to Start
Neurocrine Biosciences announced they anticipate filing an
II/III clinical trial in SCN8A-EE patients. As such we await an
IND application with the FDA in the middle of 2020 in order
update on trial initiation in the time frame above.
to start a proposed clinical trial for XEN901 in SCN8A-DEE
patients. As such we await an update on the initiation of
this trial in the date range above. Date Range Delayed
(01/13/2020) - Neurocrine announced the Company plans
to start the Phase II trial in SCN8A developmental and
epileptic encephalopathy patients in 2H 2020.

07/01/2020-12/31/2020

Xenon Pharmaceuticals,
Inc.

XENE

XEN901

Dravet Syndrome (Epilepsy)

I

Date Range Refined (01/13/2020) - United Therapeutics
United Therapeutics announced that they plan to release
announced that the Phase III study of Tyvaso in PH-ILD is
top-line results of the Phase II/III INCREASE study of Tyvaso
100% enrolled with an expected data readout in the first
in 2020.
quarter of 2020.
Date Range Refined (01/15/2020) - UroGen lists that an
UroGen announced that an analysis to evaluate the CR and
analysis to evaluate the CR and durability of the Phase IIb
Phase IIb - CR/Durability Data durability of the Phase IIb study of UGN-102 for LG NMIBC
study of UGN-102 for LG NMIBC is expected in the first half
is expected in 2020.
of 2020.

Date Range Delayed (01/15/2020) - Urovant announced
that top-line results of the Phase IIa trial of URO-902 for
OAB are expected in 2021.

Biomedtracker/Meddevicetracker JPM Updated Catalysts - Conference Review
Expected Date Range

Now-06/30/2020

Company

Symbol

ZIOPHARM Oncology, Inc. ZIOP

Drug

CD19 Non-Viral CAR-T
Program

Indication

Hematologic Cancer

Phase

I

Expected Catalyst

Trial Announcement Initiation

Catalyst Title

Analysis

Updated Analysis

Date Range Delayed (08/12/2015) - Ziopharm expects to
seek approval for a Phase I study of next-generation CAR
with a controllable cytokine in 2016.Date Range Delayed
(12/28/2016) - We await an update. Date Range Delayed
(01/05/2017) - Ziopharm announced it plans to initiate a
Phase I trial of CD19 with mbIL15 for the treatment of
leukemia and lymphoma in the second half of 2017.New
Information (05/03/2017) - The previous update for this
catalyst was entered in error. In January 2017 ZIOPHARM
announced improved production times utilizing its non-viral
platform to engineer T cells in an ongoing Phase I study of
second-generation Sleeping Beauty-modified CD19-specific
CAR+ T cells. ZIOPHARM continues to refine its Sleeping
Phase I Point of Care - Trial to Ziopharm announced that the Company will initiate a Phase Beauty system to further reduce time to manufacture
Start
I CAR-T study with inducible cytokines in Q4 2015.
genetically modified T cells. Plans to progress this point-ofcare approach with infusion of CAR+ T cells in less than two
days are underway. The Company expects to advance
towards a Phase I study evaluating the point-of-care in
2017. Date Range Delayed (12/28/2017) - Intrexon plans to
initiate the first point-of-care CAR-T clinical trial in 2018 in
combination with ZIOPHARM.Date Range Refined
(01/10/2018) - Ziopharm is advancing its non-viral Sleeping
Beauty (SB) platform towards point-of-care (P-O-C) for the
rapid manufacturing of genetically modified CAR+ T cells
with the first clinical trial utilizing this approach expected to
begin in Q2 2018. The Company expects to initiate the thirdgeneration P-O-C study which leverages SB to manufacture
CAR+ T cells co-expressing a membrane-bound interleukin-

