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Summary 
The 39th annual J.P. Morgan Healthcare Conference (JPM) is being held virtually from January 11-14, 

2021. A list of events and catalysts that were announced or updated at the conference today is included 

in this report. Below are some key points from today’s company presentations. 

 

Key Takeaways - Day 2 
Mega Cap Companies 

• Pfizer (PFE) Chairman and Chief Executive Officer (CEO) Albert Bourla’s opening remarks alluded 

to the fascinating journey the company has had during a very difficult year for the world, which 

has accelerated Bourla’s growth as a CEO. Bourla had a positive outlook with respect to Pfizer 

being immortalized in the right part of history after COVID-19, as there is confidence in its ability 

to deliver the COVID-19 vaccine and keep making medical breakthroughs by deploying capital in 

a way to enhances the company’s mission. Pfizer promises to produce two billion doses of the 

COVID-19 vaccine in 2021. The pandemic has demanded the company to adopt unusual 

strategies allowing rapid scaling up of the manufacturing process. These have included gaining 

strategic partners in specialised raw materials at the required scale and working with equipment 

manufacturers to design efficient, new equipment. Worldwide approvals for the vaccine and the 

registration to draw six doses per vial, which provides a 20% increase in capacity, were touted 

by the CEO. When questioned regarding long-term pricing strategies for the COVID-19 vaccine, 

Bourla indicated that there will be repeat business after the pandemic for multiple potential 

reasons such as maintaining control or new coronavirus strains, which would level out volumes 

and pricing would be similar to other vaccines with cutting edge technologies. Furthermore, 

Pfizer’s COVID-19 vaccine validates mRNA as a viable technology platform and the company is 

determined to apply this technology and its newly established infrastructure to more broadly to 

better humanity. For the past three years, Pfizer has been involved in flu vaccine development 

and an mRNA approach is amenable to produce results in weeks rather than months, facilitating 

agile responses to the latest news and greater effectiveness. Other viral areas also being 

considered. 

 

Excluding the significant impact of COVID-19, Pfizer is anticipated to attain at least a 6% 

compound annual growth rate in revenue to 2025 and reach double digits for the company’s 

bottom line. Full guidance for 2021 will be provided at the end of January and COVID-19 

contributions will be separated out. For now, Bourla previewed an all-inclusive 2021 earnings 

per share guidance of 3-3.1 dollars per share and underscored that this pertained to the new 

Pfizer without Upjohn. Separation of Upjohn has enabled the generation of a company that is 

singularly focused on science and it was reiterated that this was necessary as science requires a 

distinct mentality, culture and risk-taking approach. Bourla asserted that there were no size 
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limitations post-Upjohn. In terms of capital allocation, Pfizer’s CEO outlined that the company 

recently increased its dividend and, after a temporary minor reduction, will return to increasing 

its dividend. The remaining capital will be invested in business development with particular 

focus on Phase II/III-ready assets, which complement Pfizer’s portfolio and can be launched 

during the 2023-27 window, with the goal of sustainable topline growth. Pertaining to the Phase 

II/III-ready assets, the company is prioritizing candidates that slot into their existing six therapy 

areas and focusing on cutting-edge drugs with first-in-class/best-in-class potential. 

 

Pfizer’s key brand Ibrance is dominant in the cyclin-dependent kinase (CDK) segment of the 

metastatic breast cancer market with a stable 86-87% share within its class. Ibrance’s first-in-

class advantage and the positive reaction from the market has been reassuring for Pfizer in 

realizing Ibrance’s commercial potential. Although growth of the CDK market has been slower 

than it could be, the company has homed in on patient and physician education to reinforce 

Ibrance’s superiority to chemotherapy and the CDK market is expected to expand overall. 

Further to this, there is confidence in the brand’s continued success as the company has 

conducted extensive market research comparing its brand to data from its adjuvant competitor. 

Additionally, Bourla singled out PF-06873600 (Pfizer’s Phase I CDK 2,4,6 inhibitor) as the most 

exciting CDK program in development with data being released this year. 

   

Bourla lauded janus kinase (JAK) 1 inhibitor abrocitinib as a unique opportunity for atopic 

dermatitis with rapid and profound efficacy in reducing flares and ~75% skin clearance (with a 

subpopulation of patients even achieving total skin clearance). The atopic dermatitis market 

represents a huge untapped opportunity as there are 60 million underserved patients globally, 

thus, the market is anticipated to expand despite additional competition as new JAK inhibitors 

penetrate the market given the critical unmet need. Earlier in the pipeline, Pfizer possesses five 

more JAK inhibitors spanning around 10 indications and Phase III data for brepocitinib to treat 

alopecia will be released this year. In order to continue addressing any safety stigmas 

surrounding the JAK inhibitor class, Pfizer is committed to generating additional data and invest 

in physician education. The CEO assured that substantial experience with Xeljanz has already 

been established, its benefits outweigh the risks, and the comfort level has been restored after 

addressing previous concerns. With regards to the payer perspective on the JAK inhibitors, 

Bourla delineated that emphasis is shifting away from breadth of indications to pricing and 

value.  

 

The CEO gave a brief summary listing off additional assets being developed in Pfizer’s rich 

pipeline spanning vaccines, oncology, rare diseases, inflammation and immunology, and internal 

medicine without providing details or new updates. Several diverse assets were touched upon 

as exciting prospects with first-in-class/best-in-class potential. In its vaccines business, 

developments include pneumococcal, respiratory syncytial virus, and lyme disease vaccines, as 
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well as a next-generation COVID-19 vaccine. Notably, June 2021 marks pneumococcal vaccine 

PF-06482077’s Prescription Drug User Fee Act date.  

  

Rounding off the fireside chat, Bourla accentuated that the need to reduce out-of-pocket 

patient costs is a pressing and unanimous concern across the board as the current situation is 

unsustainable. Pfizer’s CEO emphasized that this is a top priority and that the company will work 

with the new administration and congress to bring change. Considering the issue within the 

context of the pandemic, COVID-19 vaccine prices would be extremely expensive without 

rebates and it is critical for patients to be able to access their medicines.  

 

 

Large Cap Companies 
• AbbVie (ABBV) chairman of the board and CEO Richard Gonzalez, as anticipated, focused on the 

long-term growth drivers of the company and continued top-line growth they expect leading up 

to the U.S. Humira loss of exclusivity (LOE) event in 2023. AbbVie expects total company sales 

for 2023 to decline following the Humira loss of exclusivity, but was optimistic in a quick 

turnaround with modest top-line growth expected in 2024, followed by a return to strong top-

line growth in 2025 and high-single digit CAGR through 2030. The company also expects to pay 

off between $15 to $18 billion in debt by the end of 2021, followed by the Allergan financing in 

the 2023 range, while continuing to emphasize a robust and growing dividend. 

 

Rinvoq and Skyrizi, two of the most important growth drivers for AbbVie long-term, have 

performed well compared to other similar recent launches and AbbVie’s own internal 

projections, with $2.2 billion combined in 2020 in their first full year on the market. Following 

initial launch trajectories and available Phase III data in follow-on indications, AbbVie now 

expects combined risk-adjusted global sales of over $15 billion in 2025 for the two products, 

helping to offset Humira biosimilar erosion. This is up from $10 billion previously, as the lower 

figure was based off Phase II data at the time, and as the company has increased confidence in 

newer late stage Phase III data de-risking their valuation. 

 

The AbbVie hematologic oncology portfolio, a $6.6 billion franchise, is another piece of the 

puzzle to weathering the initial hit the company will take with the Humira LOE. AbbVie expects 

Imbruvica and Venclexta to increase growth and share over the next decade in several 

indications, and they anticipate approval of navitoclax in myelofibrosis (MF) and readouts of 

other pivotal studies in the next 2 years. 

 

In migraine, AbbVie stated they were pleased with the Ubrelvy launch thus far, and believe the 

brand represents a $1+ billion peak sales opportunity. Atogepant recently completed Phase III 

for episodic migraine prevention, and they also expect $1+ billion in peak sales there. In 
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neurodegeneration, ABBV-951 is nearing completion of registrational trials in advanced 

Parkinson’s disease (PD) with data expected in 2021, and commercialization anticipated for 

2022. For Vraylar in psychiatric indications, AbbVie expects approximately $4 billion in peak 

sales in its currently approved indications, referencing a 2.3% market share currently, with 

potential to drive that to 4-5%. They classify their ongoing Phase III in adjunctive major 

depressive disorder as a high-risk, high-reward indication, with one study complete and two 

more readouts this year. 

 

Finally, the aesthetics business for AbbVie was also referenced as highly under-penetrated, and 

they expect at minimum high-single digit growth over the next decade, which would certainly 

help in the recovery from the 2023 Humira LOE event in order to reach their optimistic 2025 

projection of positive top-line growth. 

 

• Having entered the 2021 fiscal year on a high as increased COVID-19 testing revenues boosted 

fiscal Q4 2020 sales (+4.4% YoY), Becton Dickinson’s (BDX) presentation focused on the its 

expectations for additional revenue growth in 2021. Just ahead of the presentation, the 

company issued a press release detailing impressive preliminary fiscal Q1 2021 results ($5.3bn; 

+25.6% YoY - note BD’s financial year runs from October to September), with the majority of 

growth deriving from increased sales of COVID-19 testing products ($865m), though there YoY 

growth was observed across all three segments (BD Medical - $2.3bn [+7.9%]; BD Life Sciences - 

$2.0bn [+76.3%]; and BD Interventional - $1.1bn [+6.0%]). However, approximately $100m of 

revenues is believed to be from ‘just-in-case’ inventory stocking that is being pulled forward 

from future quarters. CEO Tom Polen also stated during the presentation that the company was 

now guiding for fiscal year 2021 sales towards the upper end of its previously released guidance 

of low-to-mid single digit revenue growth (excluding anticipated COVID-testing revenues of $1–

1.5bn), and that adjusted non-GAAP diluted earnings per share are expected be above its 

previously disclosed guidance range ($12.40–12.60). 

 

The presentation then summarized BD’s ongoing initiatives to drive growth, including 

reinvestment of ~$200m of revenues from BD Veritor (its COVID-19 testing system) into R&D, 

the anticipated launches of additional products (e.g. Sensica automated urine output monitor 

and BD Onclarity HPV assay), an anticipated 510(k) submission for the BD Alaris infusion pump in 

late Q2/early Q3, and a previously announced $1.2bn investment into pre-filled syringe 

manufacturing capacity to address increasing demand for COVID vaccines and other products. 

BD has also significantly increased its assay production capacity for the BD Veritor and BD Max 

COVID-19 testing systems to meet unprecedented demand. Polen also hinted at further 

potential tuck-in M&A activity in 2021, following six such transactions in the fiscal year 2020. 

In addition to revenue-driving initiatives, the company is also continuing to seek business 

process savings and manufacturing process efficiencies to improve operating cash flow, with the 

aim of $300m in cost savings by the end of fiscal year 2024. Polen then concluded the 
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presentation by reiterating BD’s intention to target a debt leverage ratio of x2.5 (3.0x as of the 

end of FY2020), with continued paying down of debt ($265m in fiscal Q1 2021) facilitating 

freeing up of future cash for increased R&D investment, potential tuck-in M&A activity, 

increases to shareholder dividends, and/or share buybacks. 

 

• Boston Scientific (BSX) announced a total company organic sales decline of -8%, however the 

company is pleased with these results. This decline in revenue includes a 370 bps, or $106M, 

headwind related to the Watchman consignment reserves. The company reported low single 

digit growth in October, and sales declines in November and December due to the Covid-19 

pandemic picking up. Boston Scientific announced the company grew -3% and -4% in Q3 and 

Q42020, respectively. Boston Scientific is overall happy with those results, citing declines in sales 

due to the pandemic, and not related to a loss of market share. Pre- Covid-19, Boston Scientific 

demonstrated a track record of growing organic revenue faster than competitors, leading to OM 

expansion and double-digit adjusted EPS growth. Boston Scientific affirmed investors during the 

Q&A session that sales declines were due to the pandemic, citing that the company has the 

strongest balance sheet it’s had in a decade.  

 

In Q4, the biggest drivers were Peripheral Interventions, sales were up 5% in the quarter driven 

by interventional oncology, drug-eluting portfolio and EKOS. BTG Interventional Medicine grew 

12% in Q4. MedSurg returned to growth last quarter driven by Endoscopy and Urology and 

Pelvic Health. Both Rhythm Management and Neuromodulation divisions and Interventional 

Cardiology were impacted by the recent Covid-19 surge this winter - new product launches were 

hindered by procedure cancellations. Boston Scientific reported positive news on Watchman, 

which experienced +18% growth, excluding impact of transition to consignment. 2021 catalysts 

include the launch of the LithoVue Elite single use catheter, Ranger DCB launch in the U.S. and 

Japan, and the POLARx single-shot cryoablation balloon in Europe. The company provided an 

update on the Millipide IRS, which recently received FDA approval to begin an early feasibility 

study in the U.S., expected initiation is 2021. 

 

• Eli Lilly’s (LLY) JPM presentation this year took the form of a fireside chat with JPM analyst Chris 

Schott and Lilly chairman and CEO Dave Ricks. The pair kicked off the conversation with 

discussion on Lilly’s goals for 2021, which Ricks noted are centered on new products (with 

roughly 60% of the company’s revenue expected from this area) and market expansion through 

the company’s strong pipeline. Also discussed were ways in which the COVID-19 pandemic has 

shaped business and taught key lessons for moving forward, including the continuation of late-

stage trials made possible by remote monitoring, and an enhanced go-to-market strategy as 

virtual sales representative support increased, laying the ground for improved communication 

with physician groups in the future. 
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One area of discussion that investors and analysts tuning in to the presentation were sure to be 

looking for was discussion on donanemab, Lilly’s Phase II antibody in development for 

Alzheimer’s disease. Just prior to the conference, the company released positive data from the 

trial’s first arm demonstrating that it met both primary and secondary endpoints. Lilly plans to 

conduct additional studies to replicate results and announced that it will provide more data at 

AD/PD, the Alzheimer’s and Parkinson’s disease conference running virtually on March 9, 2021. 

Study results will also be published in a major journal at around the same time. 

As expected, Mr. Ricks discussed upcoming data readouts, notably those planned for 

mirikizumab, lebrikizumab, and baricitinib. The company expects that the IL-23 inhibitor 

mirikizumab could be the first of its kind to launch for ulcerative colitis, while strong readouts 

are anticipated for lebrikizumab in atopic disease and baricitinib for lupus and alopecia. The 

company’s early-stage immunology pipeline is also showing strong promise as the company 

focuses on the new field of immune resolution. 

 

• GlaxoSmithKline’s (GSK) presentation began with a reference to the company’s substantial plan 

to split the entirety of the company into two smaller companies: namely, a leading biopharma 

company focused on the development of molecules within immunology, genetics and advanced 

technologies, and the other, a leading consumer healthcare company. In the post-presentation 

Q&A session, GSK management revealed the completion of this process is anticipated for 

around mid-2022. Dr Hal Barron, GSK Chief Scientific Officer and R&D President, summarised 

GSK’s key achievements in 2020, which included nine major approvals, ranging from Blenrep in 

multiple myeloma to Trelegy in asthma and Benlysta in lupus nephritis. Additionally, the 

company reported positive data from its RSV vaccine programs, GSK’836 in HBV and linerixibat 

in cholestatic pruritis in PBC (amongst others), and the initiation of nine pivotal studies, 

including Zejula for first line NSCLC treatment and a maternal RSV vaccine trial.  

 

Barron then took a deeper dive into GSK’s pipeline, highlighting key therapeutic areas of 

oncology and infectious diseases. GSK has a total of 60 vaccines and medicines in its pipeline, 

with more than 20 of these late-stage assets and around 10 touted as potential blockbusters. 

GSK’s oncology portfolio consists of 15 assets, 12 in immuno-oncology (IO) and cell therapy, and 

others focusing on cancer epigenetics and synthetic lethality. Barron discussed Blenrep, the 

first-in-class BCMA targeted therapeutic approved for multiple myeloma. On the back of this 

approval, GSK plans to investigate novel combination use of the drug, with data expected from 

the DREAMM-5 and DREAMM-4 platform studies expected this year. Last year, pivotal studies 

were initiated with the aim of optimizing dosing for combinations with standards of care and 

novel agents, in earlier treatment lines, with data readouts from DREAMM7 and DREAMM8 

trials expected by by 2022-2023. Feladilimab was then visited, a novel IO drug targeting the ICOS 

receptor, which is due several near-term catalysts. Initial development is directed at first line 

treatment of relapsed/metastatic HNSCC, for which there are over 500,000 people diagnosed 

worldwide each year. GSK is looking for an interim analysis of the INDUCE-3 Phase II/III trial, 
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investigating the drug in combination with pembrolizumab, to enable the start of a 

corresponding pivotal trial later this year. Also this year, feladilimab is due data from the 

INDUCE-1 and ENTRÉE lung trials in solid tumours and NSCLC, respectively. 

 

The infectious disease unit of GSK represents a core functional area of the company, achieving 

$17bn in revenue in 2020, and containing a pipeline of 32 vaccines and medicines in 

development. One such opportunity is GSK’s RSV vaccine, which is being developed for 

maternal, older adult and pediatric populations. RSV in older adults currently has high unmet 

needs, and GSK plans to start a pivotal trial in this population, within this quarter, after 

observing compelling antibody response and T cell restoration in treated patients. In HIV, GSK is 

advancing two products, including Cabenuva a unique once-monthly long-acting HIV regimen 

that has demonstrated non-inferior efficacy to daily oral treatments. US approval for this 

product is expected in the first quarter of 2021. The other HIV product, Cabotegravir, is also a 

long-acting injectable, but has an attractive two-month dosing requirement and has 

demonstrated superior efficacy over oral daily HIV treatments. GSK plans to submit its 

Cabotegravir application to the FDA in mid-2021, and if successful, the company predicts a 

potential $2bn market offering in this area.  

 

Amongst GSK’s COVID-19 artillery is VIR-7831, a potential best-in-class COVID-19 antibody, 

which crucially is reported to have a high resistance barrier; potentially addressing future 

pandemics. GSK has collaborated with Vir Biotech on this program and the companies plan to 

deliver Phase III data from the COMET-ICE trial, investigating the drug in patients at high risk of 

hospitalization, within Q1 2021.  GSK also anticipates the release of pivotal trial data from some 

of its partnered COVID-19 vaccine programs in 2021, as well as the corresponding 

submissions/approvals of these assets. In other areas, the company projects the release of 

pivotal data from a dostarlimab second-line combination trial in endometrial cancer, followed 

by a submission to the FDA for this indication. Later this year, GSK also awaits a PDUFA decision 

for its IL-5 antibody, Nucala, for the treatment of nasal polyposis. 

 

• Horizon Therapeutics’ (HZNP) presentation provided preliminary 2020 financial results, a supply 

update for Tepezza, and an update on new clinical trials for Krystexxa. President and CEO Tim 

Walbert noted that full-year sales for 2020 exceeded the high end of the company’s previous 

guidance range of $2.12 billion to $2.14 billion and represent a year-over-year net sales growth 

of greater than 65%. The sales were primarily driven by the over-performance of Tepezza’s 

launch in thyroid eye disease, which recorded full-year net sales exceeding $800 million. 

Walbert spoke in depth about Tepezza’s launch, focusing on Horizon’s recent doubling of the 

company’s commercial and field-based organization in support of the launch and on recent 

successful marketing initiatives, which included a direct-to-consumer (DTC) campaign.  
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The company also provided an update regarding the short-term disruption in Tepezza supply 

due to government-mandated COVID-19 vaccination production orders, which was previously 

announced in December 2020. The shortage is still expected to last throughout the first quarter. 

However, Horizon’s manufacturer Catalent has completed production of a larger scale 

manufacturing lot and Horizon anticipates submitting the drug product manufacturing data to 

the FDA by the end of January. When the drug shortage resolves, Horizon plans on conducting 

parallel campaigns to restart the treatment of patients who had previously received Tepezza 

and to enroll new patients. Horizon also plans to initiate a Phase IIIb/IV randomized trial of 

Tepezza in patients with chronic thyroid eye disease in the second quarter of 2021 and, 

assuming the company’s drug supply capacity has normalized, a Phase I trial examining Tepezza 

as a treatment for diffuse cutaneous systemic sclerosis in mid-2021.  

 

Finally, Walbert also announced that Horizon expects to initiate four additional clinical trials in 

2021, including pivotal trials for lysophosphatidic acid receptor 1 (LPAR1) antagonist HZN-825 in 

both diffuse cutaneous systemic sclerosis (dcSSc) and interstitial lung disease (ILD). The Phase IIb 

trial in dsSSC is expected to begin in the first half of 2021, with the Phase IIb trial in ILD is 

expected to begin in mid-2021. Horizon also anticipates initiating two additional Phase IIIb/IV 

trials for Krystexxa as a treatment for gout, which will examine a monthly dosing regimen and a 

retreatment combination regimen with methotrexate, respectively. Additionally, interim 6-

month results from the Phase II MIRROR RCT trial are expected in the first half of 2021, with the 

final 12-month dataset expected around the end of the year.  

 

• This year's Novo Nordisk (NVO) presentation had a different format—a ""fireside"" chat rather 

than a presentation with slides. As a result, there was more in depth discussion of important 

parts of the business rather than a broader overview of accomplishments and upcoming events. 

CEO Lars Jorgensen said since they are a chronic care company, the need for their products has 

remained despite the Covid lockdowns, and there was initially some hording of products, though 

things have returned to normal flows. On their key 2020 launch of Rybelsus (oral semaglutide), 

the first oral GLP-1 agonist, Jorgensen said the initial lockdowns did lead to fewer new 

prescriptions, but things recovered as patients returned to seeing their physicians. He noted 

that 80% of prescriptions are coming from patients not on GLP-1 agonists already, so it is largely 

an expansion in use of the GLP-1 class, especially in patients who are not in good control of their 

hyperglycemia due to other less efficacious oral medications, but who have been shying away 

from injections. He also said pricing is more like that of injectable GLP-1 agonists than, for 

example, oral SGLT-2 inhibitors. He announced that they have now obtained pricing approval in 

Japan ,where 80% of the value is in oral products, and are preparing to launch. They only had 

experience with specialists in Japan, because those are the physicians who prescribed injectable 

GLP-1 agonists, so for Rybelsus, they partnered with Merck, which has a large primary care sales 

force there. They acquired Emisphere, which makes the oral technology for Rybelsus, and while 



  

 

January 2021|10 

 

the only tangible decision they have made is to test higher doses of the drug, oral deliver of 

proteins is a key strategic move for them. 

 

On the slowing of relative growth of the GLP-1 agonist class in general, he noted that was due to 

the larger base of patients, but since the class is used in a relatively low percentage of patients, 

they believe there is still opportunity, particularly as they seek to demonstrate benefits for 

semaglutide (which also has an injectable formulation, Ozempic) in comorbid conditions such as 

NASH, renal disease, and possibly Alzheimer's. The latter is the most risky indication they are 

going after with semaglutide, but they feel they need to test it, given the signals they have seen, 

though he did not want people to get too excited about it. Jorgensen also pointed out that 

whenever a more efficacious molecule in the segment has been launched, growth has increased. 

International markets are a few years behind the US in terms of launch, and there is potential 

for a sustained growth opportunity, with some markets having higher growth than in the US. 

China, where the GLP-1 agonist segment is just being established, is a significant opportunity. In 

terms of competition in the segment, while there is Lilly's upcoming tirzepatide, they do not see 

either company taking over the market with a massively differentiated product. As long as they 

innovate, including Rybelsus and different combinations, they believe they can keep growing the 

class. He feels comfortable if both they and Lilly succeed.  

 

On concerns that GLP-1 agonists could suffer similar pricing pressure as insulins, he 

acknowledged that in the US, there have been massive price declines in insulin and their insulin 

business is down possibly 13%, though internationally there are still favorable dynamics and 

underlying growth due to demographics. But there are differences in the insulin and GLP-1 

agonist segments when newer products are launched. Patients typically stay on an insulin for 

life, whereas they may only stay on GLP-1 agonists for some years, and there is a flow of 

patients. For insulins, if a physician is comfortable prescribing a certain basal insulin, they stick 

with it as long it is on formulary, though due to changing formularies, they have gotten use to 

switching and adjusting the dose. For Novo Nordisk's Tresiba, which has a lower risk of 

hypoglycemia, the benefit can be difficult to single out in the highly competitive pricing 

dynamics. Sill, while price pressures on current insulins are likely to continue in the short term, 

at some point it may not be worth increasing rebates, as it does not match the extra volume one 

gets. In contrast, apparently referring to GLP-1 agonists, he said, for those constructing 

formularies, if there is an attractive product that is taking share, they need to have that in the 

formulary that they market to others. With such considerations for insulins, they have needed 

to increase innovation more, which they are doing with weekly insulin and early stage glucose-

sensitive insulin. In any case, so as long as there is innovation and differentiation, Jorgensen 

believes the US market is wide open —it can be the first market in which to launch products and 

can have the steepest uptake, because there is a private market structure, direct-to-consumer 

advertising can be done, and one can really establish brands and create preference for 

differentiated products. 
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The obesity market is still very small, but they have had the advantage because while some 

physicians viewed medical intervention as dangerous, their Saxenda is a GLP-1 agonist, which is 

viewed as safe (note: as it was being used already in diabetes). Saxenda still does not deliver the 

weight loss that patients expect, but they are seeing better weight loss with the next generation 

semaglutide 2.4mg — above 10% (~16%-17%), which they believe is more on the order of what 

patients, physicians, and payers want to see and could lead to an inflection point in the market. 

So they need to market it such that patients and physicians view it as a different category, much 

different from past products. They need to convince health care systems that obesity is a 

disease they should pay for, though they think they can also develop an out-of-pocket market, 

since the cost of the medication is not that different from what patients may pay on other types 

of attempts. In the UK, they did make a deal with NICE for Saxenda, though for patients with a 

high BMI and comorbidities. Obesity is high on the agenda of health ministers, but they are 

struggling with how do deal with it, though the company also hopes to make the case for 

preventing diabetes and other conditions from obesity. While they expect a lot of switching 

from Saxenda, they also believe patients will stay on the new drug longer (Saxenda has a high 

rate of turnover), because patients keep losing weight for longer. Combining semaglutide with a 

novel amylin analogue is one of what will probably be a number of attempts to build the market 

further. They are about to break even on the cumulative investment they have put into obesity, 

and believe they will have a quite attractive business. 

 

In terms of other types of products, they currently have a leading position in proteins and 

peptides and can now make them orally available. They can also use their knowledge in biology 

and technologies to build a broader technological platform, as they are doing with RNAi with 

Dicerna, stem cell-based therapies, gene editing with Bluebird Bio, and the Corvidia acquisition, 

where they are leveraging their capabilities of running large scale cardiovascular outcomes 

trials.  

 

• During the presentation, Sanofi (SNY) CEO Paul Hudson reiterated the company’s commitment 

to Dupixent and vaccines, while highlighting their presence in oncology and the importance of 

blockbuster Dupixent. Historically a diabetes stalwart, Sanofi announced an exit from both 

diabetes and cardiovascular disease during its December 2019 capital markets day, after Paul 

Hudson was just three months into the role as CEO. Hudson made several references to the 

company’s capital markets day, both the one held in December 2019 and the upcoming meeting 

scheduled in February 2021, as a way to benchmark progress and demonstrate that they have 

been hitting their goals, despite an admittedly sullied reputation for meeting such figures.  

 

Indeed, the presentation noted the resumption of dosing in the fitusiran trials in adults and 

adolescents after evaluation of the small interference RNA therapy in development for the 

treatment of hemophilia was paused to assess reports of non-fatal thrombotic events. The JPM 
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presentation did not, however, mention the surprising setback after the FDA issued a CRL for 

sutimlimab, its treatment of hemolysis in adults with cold agglutinin disease, although the 

decision was not taken due to any disqualifying clinical or safety issues. Hudson also did not 

highlight the company’s announcement to lay off over 1,000 staff as the firm seeks to cut €2bn 

in cost by 2022, but rather pointed out that €1bn in savings were achieved in H1 2020 that 

would be redeployed into dropping to the bottom line. 

 

At the start of JPM, Sanofi announced the acquisition of Kymab whose lead asset, KY1005, is a 

monoclonal antibody targeting the OX40 ligand. Sanofi will acquire Kymab for an upfront 

payment of approximately $1.1 billion and up to $350 million upon achievement of certain 

milestones. KY1005 met its primary endpoints in a Phase IIa atopic dermatitis trial, an indication 

that makes up the majority of sales for Dupixent, Sanofi’s blockbuster targeting the IL-4 

receptor. Providing figures through Q3 of 2020, Sanofi reported annualized sales of cornerstone 

Dupixent at over €3.5bn and that the company is on track to achieve over €10bn in peak sales 

from eight Type 2 inflammatory conditions. 2020 achievements included the initiation of 12 

Phase III studies seeking to expand Dupixent’s reach to additional immune indications as well as 

evaluate IL-33-targeting antibody itepekimab in COPD, BTK inhibitors tolebrutinib and 

rilzabrutinib in multiple sclerosis and immune thrombocytopenia, respectively, and 

amcenestrant as a first line treatment in breast cancer. Hudson highlighted the speed of late 

phase development of tolebrutinib to beat industry standards for this potentially best-in-class 

drug. 

 

In China, Hudson described over 60% volume growth did not detail Chinese sales, only noting 

that the company is “recovering” from the Chinese volume-based purchasing (VBP) scheme that 

placed product prices under pressure through a block procurement program based on bid-

winning prices. Sanofi executives noted that once listed on the National Reimbursement and 

Drug List, Dupixent’s accessible population of atopic dermatitis patients in China would be 

150,000, which would grow over time with education and other efforts. Showing growth in their 

differentiated flu vaccine business, Hudson noted the recent inclusion in German vaccination 

guidelines that enable everyone over 65 years to benefit from their vaccine. In the wake of the 

success of mRNA vaccines in the COVID-19 pandemic, Sanofi also highlighted their partnership 

with Translate Bio, with two new programs to start in 2021. Chief Digital Officer, Arnaud Robert, 

highlighted Sanofi’s digital priorities to improve insourcing capabilities and efficiencies as well 

improving sales forecasting using artificial intelligence and digital solutions from AILY LABS. 

 

 

Mid Cap Companies 
• ACADIA (ACAD) CEO, Steve Davis, provided developmental updates for their central nervous 

system (CNS) portfolio, focusing on growth and expansion of their lead asset Nuplazid 
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(pimavanserin). In Parkinson’s Disease Psychosis (PDP), net sales guidance for Nuplazid in 2020 

have not changed from the company’s Q3 call and remain at $430-$450m, representing about a 

30% increase in year-over-year revenue. Importantly, Acadia have navigated the COVID-19 

pandemic well and the company expects that the virtual/telemedicine processes used during 

this time will remain a part of theirs, and industries, point-of-care experience post-pandemic. As 

reported in the Q3 earnings call, the specialty pharmacy marketplace has largely returned to 

pre-COVID levels and although the long-term care setting remains well below pre-COVID levels, 

it has stabilized and is a minority of the Nuplazid business. Nuplazid’s strong clinical utility in this 

indication, including the reduction in all-cause mortality seen in the long-term safety study, 

continue to support a position of growth in PDP.  

 

Nuplazid’s sNDA in Dementia-Related Psychosis (DRP) is progressing well in this review cycle and 

remains positioned to be the first approval in this indication of high unmet need. The DRP 

PDUFA is Acadia’s closest large-impact catalyst with a decision date of April 3, 2021. Expansion 

into DRP represents a large commercial opportunity for Acadia’s main revenue driver given the 

lack of FDA-approved therapies, the size of the DRP population, and the outsized burden DRP 

patients place on the healthcare system relative to other psychosis patients. Acadia estimates 

that around two-thirds of DRP patients are treated with off-label atypical antipsychotics, a 

significant potential target market of the approximate 1.2m DRP patients in the US. Further, the 

company is targeting a broad DRP label and hope to encompass all subtypes of disease, 

including dementia not otherwise specified which represents a large portion of dementia 

diagnoses. Acadia plans to leverage Nuplazid’s existing physician familiarity and strong safety 

profile to support launch in DRP. Additionally, buildout of organizational infrastructure in 

support of Nuplazid’s commercialization is ongoing.  

 

Behind Nuplazid, Acadia’s other CNS assets are also making progress. Trofinetide, a novel 

synthetic analog of amino-terminal tripeptide of IGF-1, is currently being tested in the Phase III 

LAVENDER study for the treatment of Rett Syndrome. with topline results expected in the 

second half of this year. Acadia has high expectations for ACP-044 in acute and chronic pain. 

ACP-044 is a novel, non-opioid analgesic that works upstream of several pain pathways by 

accelerating decomposition of peroxynitrite. A Phase II program for ACP-044 is set to initiate in 

H1 2021. Finally, ACP-319, a positive allosteric modulator of the M1 receptor currently in Phase I 

study for cognition and Schizophrenia indications, was also highlighted.  

 

• Allogene Therapeutics (ALLO) has shown a successful track record for its early allogeneic cell 

therapy development. The company’s strategy is to singularly focus on its AlloCAR T platform to 

enable speed and minimize cost. You can expect to see more Phase II trial initiations across 

hematologic cancer and solid tumors indications this year. The company is planning to report 

results from its Phase I ALPHA trial of ALLO-501 and Phase I ALPHA2 of ALLO-501A in the first 

half of 2021. Through its ALPHA trials, the company has shown that ALLO-501 can be safely 
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administered without causing clinically relevant Graft vs. Host Disease. While ALLO-501 has 

demonstrated meaning tumor reduction, Allogene is now waiting to confirm durable response 

and plans to update longer follow-up data when the results are available.  

 

In addition, Allogene reported that ALLO-715 is the first allogeneic CAR T data to demonstrate 

feasibility in multiple myeloma. In comparison the other BCMA directed therapies, ALLO-715 is 

on par and compares favorable to what was reported in Ide-Cel, Orva-Cel or Cilta-Cel clinical 

trials. The study design for the planned trial of ALLO-715 in combination with nirogacestat was 

reported and the initiation timeframe is expected in the first half of 2021. The company also 

highlighted its first TurboCAR investigational candidate, ALLO-605. The IND filing for this 

candidate is expected in the first half of 2021. 

 

• Amicus (FOLD) chairman and CEO John Crowley led the presentation, highlighting the 

company’s position for significant value growth with their strong revenue drivers: the small 

molecule precision medicine, Galafold, for Fabry disease (launched in 2018); the AT-GAA 

enzyme replacement therapy (ERT) for Pompe disease, described as the “crown jewel” of their 

portfolio; and its expanding gene therapy franchise. The company report that non-GAAP 

operating expense guidance for 2021 is expected to remain flat at $410m-$420m, and current 

cash position is sufficient to achieve self-sustainability. 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, Latin America, Taiwan, and other territories) for 

patients with a confirmed Fabry disease diagnosis and an amenable mutation. Amicus 

announced Galafold revenue was ~$261m in 2020, exceeding the Company’s guidance of 

$250m–$260m. Revenue goals were exceeded by treating 1,400+ patients, achieving an 

estimated 49%+ global market share of treated amenable patients, multiple regulatory and 

reimbursement approvals (in multiple countries including; Poland, Hungary, Greece, 

Luxembourg, Argentina, and Iceland), and continued support of diagnostic initiatives to identify 

more eligible patients. Amicus adapted to a hybrid in person/virtual commercial model in order 

to maintain pre-COVID business during the pandemic.  

 

The company also provided 2021 guidance for Galafold in global revenues, projecting double-

digit revenue growth to at least 300m. Revenue growth is projected to further increase to 

$500m+ by 2023, driven by market penetration in existing and new markets and increased 

uptake by diagnosed but untreated patients. In the long-term, the company reports that 

Galafold has the potential to drive $1bn+ annual revenue at peak, as initiatives to improve 

diagnostic and screening capabilities will identify more patients and reduce 

underdiagnosis/misdiagnosis of Fabry disease.   

 

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 
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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. The last study patient has completed 

their last visit, and data is expected in H1 2021. A rolling BLA submission has been initiated with 

the US FDA, and it is on track for submission H1 2021. An EU MAA filing is expected in H2 2021. 

Process performance qualification runs have been completed for the drug substance and 

product with help from partner WuXi Biologics. Another primary strategic goal for Amicus is 

advancing development, manufacturing, and regulatory activities for its gene therapy 

candidates.  

 

The company has nine active clinical and preclinical programs in gene therapy, including human 

proof of concept data in CLN6 Batten disease (which the company believes has a potential for 

$1bn in peak revenues).  Phase I/II interim trial data demonstrate a slowing of disease 

progression at 24 months in CLN6 Batten disease which is 100% fatal. A phase I/II trial of gene 

therapy for CLN3 Batten disease is ongoing with initial data expected in Q1 2021. Amicus also 

plans to initiate a program leveraging protein engineering capabilities to develop a gene therapy 

for Angelman Syndrome. Proof of concept has been established for Pompe, Fabry, and CLN1 

diseases, and the company are progressing manufacturing and IND-enabling work for Fabry and 

Pompe therapy progams. Amicus plan to build and operate its own Gene Therapy 

Manufacturing Center of Excellence to increase manufacturing and process science capabilities 

and will continue foundational discovery and research activities across 50+ diseases to support 

the growth of its gene therapy business.  

 

• Apellis (APLS) CEO, Cedric Francois, kicked off the presentation with a general overview of the 

company’s strategies to establish its lead drug pegcetacoplan as a disruptive therapy across 

rare, complement driven diseases, to become leader in the retina space and to develop more 

technologies targeting the complement pathway. Major milestones highlighted for the company 

in 2021 include, the launch of pegcetacoplan into the paroxysmal nocturnal hemoglobinuria 

(PNH), Phase III read-outs for geographic atrophy (GA), and the advancement of three 

compounds into clinical development. The CEO gave an overview of its C3-targeted therapies, 

which consisted of six indications targeted by pegcetacoplan and the C3 inhibitor AL-9, which is 

being pursued in COVID-19 and in gene therapy. 

 

The bulk of the company’s presentation consisted of a summary of its data on pegcetacoplan in 

PNH and GA, with data being recapped from the Phase III PEGASUS and Phase II FILLY trial. The 

company pointed towards the data showing that pegcetacoplan had a major clinical benefit for 

PNH patients and performed substantially better than comparator, with 85% of patients 

becoming transfusion-free versus only 15% for the eculizumab (comparator). The second half of 

the presentation focused on the geographic atrophy indication, which the company believed 

would be a blockbuster opportunity given that there were 5million potential patients and no 

treatments currently available. The results from the FILLY trial appeared encouraging given that 
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there were no treatments currently available, with an approximate 30-50% reduction in the rate 

that vision declined. Apellis continues to have strong potential in complement-related disease, 

in particular in the retinal diseases. The company further emphasized in this presentation that it 

has a clear vision of establishing itself in these niche fields.  

 

• Berkeley Lights (BLI) is a leading digital cell biology company with a goal of becoming the 

industry standard for cell-based medicines. CEO Eric Hobbs kicked off the presentation stressing 

the importance of determining how cells perform and behave in order to find the best cells. He 

highlighted three key market tailwinds: increased demand for cell-based products, increased 

complexity of cell-based products, and new therapeutic modalities driving increasing demand 

for the company’s workflows. Berkeley Lights provides an optimized environment for functional 

testing of cells with its advanced automation equipment, OptoSelect chips, assay reagents, and 

workflow software. Deep opto-profiling is critical because without function there is no product.  

 

To provide the best cells for its customers, the company can offer functional testing of 10,000s 

of live single cells and has a rich data library. Berkeley Lights is using its proprietary digital cell 

biology platform to address three markets: antibody therapeutics, cell therapies, and synthetic 

biology. In 2020, Berkeley Lights released its Opto Cell Line Development 2.0 Workflow. The 

system can overcome the challenges associated with difficult-to-hit targets such as GPCRs, thus 

providing its customers with increased chances of success. During the presentation, Mr. Hobbs 

revealed a new platform called the Opto Antibody Discovery 4.0 Workflow designed to discover 

and advance lead molecules for even the hardest to hit targets. The system is slated for launch 

during the first half of 2021. Berkeley Lights will also continue to drive revenues in the cell 

therapy market with its Beacon and Lightning systems.  

 

The company is designing its platform with the goal of providing safer and more efficacious cells, 

smaller doses, automated QC and manufacturing, and shorter vein-to-vein times. Berkely Lights 

offers a fully integrated, closed loop, GMP in-the-box cell therapy manufacturing system. It is 

financially stable and has demonstrated strong execution with year-over-year growth. Going 

forward, the firm seeks to continue leveraging its technology, drive and execute strategy, strike 

up relationships, and look for additional opportunities.  

 

• At JPM 2021, Ryan Watts PhD introduced Denali’s (DNLI) growing pipeline of biologics, the 

majority of which utilize the company’s transport vehicle (TV) technology. TV-based drugs have 

the ability to cross the blood-brain barrier (BBB) through the transferrin receptor (TfR) present 

on BBB endothelial cells, thereby allowing the targeted delivery of large-molecule 

biotherapeutics in a dose-dependant manner. Biotherapeutics that are prominent features of 

the company’s portfolio are transport vehicle conjugates of enzymes and antibodies – 

respectively, ETVs and ATVs. 
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Central to Denali’s plans is their lead candidate DNL310, an ETV of iduronate-2-sulfatase (IDS) in 

investigation for the treatment of Hunter syndrome, a congenital disease caused by IDS 

deficiency that leads to a build-up of mucopolysaccharides (GAGs), which has wide-ranging 

pathological manifestations. By acting on targets in both the periphery and the central nervous 

system by virtue of the ETV’s ability to cross the BBB, Denali hopes that the agent can supplant 

conventional enzyme replacement therapies for Hunter syndrome by treating both physical and 

neurocognitive manifestations of the illness. Indeed, DNL310 was able to demonstrate the first 

in-human proof of concept for the efficacy of ETVs in its ongoing Phase I/II trial, showing a 

significant reduction in GAG levels in Hunter Syndrome patients. Full results will be presented at 

the WORLD Symposium on February 2021 and it is Denali’s hope that these data will be 

sufficient to justify expansion to a Phase II/III trial, which would make DNL310 the company’s 

first late-stage pipeline candidate. 

 

This proof of concept has allowed Denali to grow its pipeline, and the company now plans to 

explore uses of its ETV platform in a variety of other neurological disorders involving enzyme 

deficiency, including Parkinson’s Disease and Sanfilippo Syndrome. Other applications of the 

transport vehicle technology, particularly ATVs, are now being explored in a variety of other 

indications. Chief among these is DNL919, an ATV of TREM2 (a protein whose receptor is known 

to be underexpressed in neurodegenerative disease) in early-stage investigation for Alzheimer’s 

disease. In a similar use of BBB-permeable technology, Denali is also developing DNL343, a 

brain-penetrant small molecule that acts as a translation modulator of EIF2B in amyotrophic 

lateral sclerosis. The candidate is now in Phase I and further supplements Denali’s growing range 

of pipeline assets. 

 

This expansion and diversification of Denali’s portfolio, despite the organization having not yet 

launched a drug, has been partially enabled by partnership agreements with larger 

pharmaceutical firms such as Takeda and Biogen. This demonstrates how the utility of its brain-

permeant TV technology has been picked up by larger investors, and the company is now 

hopeful for further success in the years to come. 

 

• Global Blood Therapeutics (GBT) kicked off its presentation talking about the success of Oxbryta 

for the treatment of sickle cell disease (SCD) in adults and children 12 years and older. Oxybrta 

was granted accelerated approval by the U.S. Food and Drug Administration (FDA) and was the 

first of its kind of treatment to stop sickling and destruction of red blood cells prevalent in sickle 

cell disease. Since the launch, Oxbryta has remained safe with manageable side effects from the 

treatment. Alongside the approval, GBT launched GBT Source, a patient support program for 

those prescribed with Oxbryta. GBT re-emphasized the patient program during its presentation, 

discussing more about guides, brochures and patient starter kits to assist prescribed patients. 
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GBT provided a brief update on its pipeline. Oxbryta plans to continue to be studied under the 

HOPE-KIDS1, HOPE-KIDS2 and ActIVe studies with a Marketing Authorization Application (MAA) 

and supplemental New Drug Application (NDA) for label expansion anticipated to be submitted 

in mid-2021. GBT continues to invest in its pipeline program. New Phase III studies for inclamuab 

to treat SCD, including a chronic prevention and an acute re-admission study, are expected in 

the first half of 2021. GBT 601, a next-generation HbS polymerization inhibitor is also planned to 

enter clinic in the first half of 2021. GBT ended the third quarter off with $535.2 million on its 

balance sheet and continues to expand upon their management team. 

 

• Justin Gover, CEO of GW Pharmaceuticals (GWPH), reported that the company’s only approved 

product, Epidiolex, reported unaudited 2020 global sales of $510 million, a 70% increase over 

2019 revenues of $296 million. Epidiolex is a cannabidiol (CBD) purified from plant material and 

was approved in the US in 2018 and in the EU in 2019 to treat seizures associated with Lennox-

Gastaut syndrome and Dravet syndrome. In Q3 2020, Epidiolex was approved by the FDA for a 

third indication, seizures associated with tuberous sclerosis complex (TSC). TSC affects 40-50 K 

patients in the US and this indication is expected to drive further growth of Epidiolex sales in 

2021. An EMA submission for TSC is currently under review with a decision expected in H1 2021. 

GW is also looking to develop Epidiolex for treatment-resistant epilepsy patients.  

 

Nabiximols is derived from the whole cannabis plant and consists of a balanced THC and CBD 

component along with other cannabinoid and non-cannabinoid plant components. This 

preparation was evaluated in three placebo-controlled studies for the treatment of spasticity 

due to multiple sclerosis (MS) with numerical rating score spasticity as the primary endpoint. 

Nabiximols is approved outside the US as Sativex and is sold via marketing partners. US 

commercial rights are owned by GW and the company has agreed to a path forward with the 

NDA. The company has designed five pivotal Phase III trials using either muscle tone or spasm 

frequency as the primary endpoint. A positive readout in any one of these trials will be sufficient 

for an NDA submission. Two of the trials initiated in 2020 and another two are expected to 

initiate in Q1 2021. The fifth trial is expected to initiate in H1 2021. Data are expected for one of 

the trials in 2021 with the remaining trials expecting readouts in 2021/2022, 2022 or 2022/2023. 

GW estimates the US market potential for nabiximols in MS spasticity to be approximately $450 

million. Nabixomol also has the potential to be developed for other indications including 

spasticity associated with spinal cord injury ($350 million sales potential) and anxiety associated 

with post-traumatic stress disorder.  

 

Finally, management discussed the development of lab synthesized cannibinoids. These next 

generation molecules have shown enhanced pharmaceutical properties including increased 

potency and efficacy in preclinical seizure models. Patents have been filed and the first product 

candidate is expected to enter the clinic in 2021. In summary, GW’s key priorities in 2021 

includes growing commercial sales of Epidiolex and a Phase III readout from nabiximols. 
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• Idorsia’s presentation during the J.P. Morgan conference focused primarily in two of the 

company’s Phase III assets, daridorexant for the treatment of insomnia, and clazosentan for the 

treatment of vasospasms associated with aneurysmal subarachnoid hemorrhage. 

Of major importance, was the company’s announcement of a New Drug Application (NDA) 

submission to the U.S. Food and Drug Administration (FDA) for daridorexant as a treatment for 

insomnia. The company has plans to initiate commercial pre-launch activities during the first 

half of 2021. During the presentation, Idorsia highlighted the opportunity of a daridorexant in 

the insomnia market as well as the benefits of the drug. As shared throughout 2020, positive 

results of the daridorexant Phase III program demonstrated an improvement in overall sleep 

and daytime functioning of patients with insomnia. An optimized pharmacokinetic profile – fast 

absorption and, compared to drugs such as suvorexant, lemborexant, and seltorexant, an 

optimal half-life of 8 hours – was also briefly highlighted.  

 

Additional catalysts for daridorexant for 2021 include the submission of a Marketing 

Authorization Application (MAA) to the European Medicines Agency (EMA), expected during the 

first half of 2021, and the potential commercial launch of the drug, expected during the second 

half of 2021. 

 

Clazosentan was also another focus in the presentation. Idorsia highlighted data of the Japanese 

registrational program. The data presented, which was shared in November 2020, demonstrated 

a significant effect on the primary efficacy endpoint of incidence of vasospasm-related morbidity 

and all-cause mortality in patients following aneurysmal subarachnoid hemorrhage. Of 

importance in the clazosentan development strategy was Idorsia’s announcement of its plans to 

file an NDA to the Japanese Pharmaceuticals and Medical Devices Agency (PMDA) during the 

first half of 2021. 

 

Other catalyst expected by the company during 2021 include the initiation of a Phase III clinical 

trial evaluating selatogrel for pre-hospital treatment of a suspected acute myocardial infarction, 

and data readouts for lucerastat’s Phase III MODIFY, aprocitentan’s Phase III PRECISION, 

clazosentan’s Phase III REACT, and cenerimod’s Phase IIb CARE clinical trials.  

 

• In the J.P. Morgan conference, Intra-Cellular (ITCI) provided insight into the company's 

advancing pipeline along with upcoming milestones. The presentation was led by the company's 

CEO and chairman, Sharen Mates. Intra-Cellular first focused their attention on Lumateperone, a 

small molecule in development for multiple major neuropsychiatric conditions including bipolar 

and major depressive disorder. Intra-Cellular stated that the company expects to submit the 

sNDA application for Lumateperone for the treatment of bipolar depression in patients with 

bipolar I or II disorder as monotherapy and adjunctive therapy to the U.S. Food and Drug 

Administration (FDA) early in the first quarter of 2021, followed by a PDUFA decision in the 

second half of 2021. With the potential of Lumateperone to be approved for the broadest range 
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of patients with bipolar depression in the current market, Intra-Cellular hopes to expand their 

sales force and make treatment available to a wider range of patients who currently have a 

limited number of FDA-approved treatment options. 

 

Intra-Cellular also provided updates on the development of this drug for the treatment of major 

depressive disorders, where Phase III efficacy programs are set to commence. Furthermore, the 

company announced the advancement of their ITI-333 program for the treatment of opioid use 

disorders, whereby a Phase I study is currently taking place. Intra-cellular is developing ITI-214 

along with this. The phosphodiesterase 1 (or PDE1) inhibitor program provides potential to be 

further advanced for multiple diseases including Parkinson’s, heart failure and other disease 

states. Intra-Cellular emphasized the growth of Lumateperone’s level of awareness for the 

treatment of schizophrenia which is reflected by quarter-over-quarter prescription growth. The 

company also discussed the impact of COVID-19, whereby access to physician targets was 

restricted and patient visits were significantly lowered in clinical trials. As of September 2020, 

the company's total cash and investments was $723.3 million with no debt. 

 

• Ionis (IONS) CEO Brett Monia noted that 2020 brought new leadership with a new vision and 

business model to build out markets and commercialize products themselves, rather than 

primarily licensing them out, while advancing their pipeline to ensure growth in multiple 

diseases and advancing their technology. He said they have the financial strength to do this, and 

are on track to meet 2020 financial guidance. Their primary focus is on their neurology and 

cardiometabolic franchises, with eight and twelve medicines in clinical development, 

respectively. Monia went through the late-stage pipeline in these areas — in neurology, 

tofersen (partnered with Biogen) in SOD1-ALS (amyotrophic lateral sclerosis) and tominersen 

(partnered with Roche) in Huntington's disease, and in cardiometabolics, IONIS-TTR-LRx in ATTR 

polyneuropathy and cardiomyopathy, IONIS-APOCIII-LRx in familial chylomicronemia syndrome 

(FCS), and pelacarsen (partnered with Novartis) in Lp(a) CV risk reduction. Phase III data for 

these projects are expected 2021-2024. All in all, the company hopes to have at least 12 

marketed products in 2026 — though a number of the mechanisms are unproven, so that is 

tentative — positioning it for double-digit revenue growth. 

 

Some of the highlights on these topics included: 

 

o For ALS, while tofersen, their next potential commercial medicine, only targets a small 

minority of patients with SOD1 mutations and 85% of ALS patients have no known 

genetic defect, they have candidates for treating all forms of the disease. Phase III 

VALOR data for tofersen is expected the second half of this year, and if positive, as 

trends in slowing disease progression in Phase I/II suggest, the drug may be the first 

known disease-modifying agent for the condition. The ATLAS trial in presymptomatic 

patients should also start in the second half. The market for the drug is only around 
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1,400 patients in G7 countries, however, and Monia said partner Biogen believes the 

market for it along with their earlier-stage partnered drug BIIB078, which targets 

C9ORF72, to be around $0.5-1bn, so on the more moderate size. 

 

o The Huntington's disease candidate tominersen has a larger target market of around 

80k patients in major markets, and five times as many who are asymptomatic. Phase III 

data are expected in 2022, and it too could be the first disease-modifying drug for its 

condition. While they have shown sustained reductions in mutant huntingtin protein in 

Phase I/II, the Phase III is needed to demonstrate that this translates into clinical 

improvement. There could be Phase II extension data this year, but Monia said that is 

unlikely to set any expectations for the Phase III study, outside of demonstrating 

continued durable reductions in the huntingtin protein with acceptable safety and 

tolerability. He said other endpoints that will be shared have not been decided upon, 

and are not necessarily the same as in the Phase III trial. 

 

o IONIS-TTR-LRx has phase III trials in both ATTR polyneuropathy (data expected 2022), 

which is solely a hereditary form of the disease, and cardiomyopathy (data expected 

2024), which may involve hereditary or wild-type forms. They estimate these indications 

at over 250k patients worldwide, with cardiomyopathy representing 90% (due to the 

wild-type patients), but we should note there is also substantial competition in the 

space. There is already an approved oral stabilizer from Pfizer though Ionis's Onaiza 

Cadoret-Manier, chief corporate development and commercial officer, said while that is 

helping to develop the market, they expect the gene silencers to be the first choice 

(though that of course will depend on the outcomes data). IONIS-TTR-LRx is being given 

monthly in the Phase III trials, and Monia said they prefer that, though the drug could be 

given quarterly. However, it may also face competition from Alnylam's vutrisiran, which 

can be given quarterly and possibly biannually. Cadoret-Manier did not touch on that 

difference, but when asked on differentiation from Alnylam's drug, said they have the 

largest CVOT in the indication (though it is only 750 patients compared to 600 for 

vutrisiran), which gives more opportunity to have subgroup data for patients on or not 

on Pfizer's oral stabilizer, as well as more meaningful measures on other morbidity 

endpoints. Company officials have also claimed in the past that physicians may prefer 

monthly administration in case there are any safety issues, but as we have noted, the 

longer duration drugs are planned to target administration in a physician's office which 

could give a reimbursement advantage under the medical benefit in the US, such as 

Medicare Part B.  

 

o The company hopes IONIS APOCIII-LRx will have the best-in-class mechanism for 

lowering triglycerides. While the initial Phase III data, expected 2023, is for the smaller 

indication FCS, which the company estimates at 3-5,000 patients worldwide, Monia 
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noted there are over 10mn worldwide with severe hypertriglyceridemia, and 50mn with 

high triglycerides that may contribute to CV risk. However, we should note that the 

latter would require a CVOT, which is being pursued by their drug partnered with Pfizer 

targeting ANGPTL3 (vupanorsen), and such a broader indication would lead to lower 

pricing, which could be a competitive issue for IONIS APOCIII-LRx if vupanorsen has 

triglyceride lowering that is at least almost as good. These drugs will also compete with 

earlier stage RNAi candidates from Arrowhead Pharmaceuticals, which have longer 

dosing intervals, an issue not raised in the Q&A. 

 

o Pelacarsen, if successful in its Phase III trial, with data due 2024, would be the first 

disease modifying agent for Lp(a) driven cardiovascular disease, which the company 

estimates at over 8mn patients worldwide. We should note, though, while there is a 

good rationale for the drug, the mechanism is not proven, and it could face competition 

from AMG 890, which if similar to other Arrowhead drugs, could have substantially 

longer dosing. 

 

Ionis also has some rare disease programs in other areas, such as acromegaly and hereditary 

angioedema, and Monia noted eight Phase I/II or II data readouts, including in those two 

indications, for 2021, refining the timing for some. They hope to start Phase IIb studies for 

IONIS-AGT-LRx in 2021 in refractory hypertension and heart failure with reduced ejection 

fraction, though the precise timing is not yet set. Monia said for the refractory hypertension 

study, they plan to enroll sicker patients to help set the dose for Phase III. In the heart failure 

study, they really need to demonstrate safety in that patient population. On a question about 

preclinical oral PCSK9 inhibition, Monia said they are working not just on formulations but also 

presentation (eg capsules, tablets) and they hope to move a new program into development by 

the end of the year, but it likely will be a wholly owned one. There was no discussion on spinal 

muscular atrophy, where there partnered approved product Spinraza has faced increased 

competition. Finally, in 2021, they also hope to advance new LICA technology into development, 

targeting a new organ system to replicate what they did for liver targeting. 

 

• In their JPM presentation Lupin focused their efforts on highlighting the strength of the 

company’s US generics business, pointing to their average market share of 29% on that front, 

including the recent launch of generic Albuterol. The Company continued by spotlighting their 

position as a leader in the Indian market, with a ranking of #5 in the Indian pharmaceutical 

market (IPM). In that market, the Company recently launched Covihalt, Lupin’s favipiravir drug, 

for the treatment of COVID-19. 

 

The Company plans to solidify its future as a leading pharmaceutical company by building upon 

their generic foundation and focusing on North American women’s health, the NaMuscla 
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franchise, and accelerating their novel oncology research platform. Lupin will look towards 

leveraging their commercial portfolio through in-licensing, M&A, and partnerships.  

 

• Myovant (MYOV) will begin its transition from a clinical development company to a commercial 

biotech company with the recent approval of Orgovyx for prostate cancer and expected 

approval in the uterine fibroids indication in the US. Myovant highlighted the Pfizer partnership 

for Orgovyx in US and Canada with a 50/50 split on the profits, and Pfizer can option rights 

outside US/Canada for additional an additional $50 million payment to Myovant. The 

partnership is expected to benefit Myovant greatly given Pfizer’s experience in drug launches, 

especially since Pfizer was able to successfully launch several drugs during the COVID-19 

pandemic. Myovant expects Orgovyx to become the standard of care for Androgen Deprivation 

Therapy as it is the only oral treatment and increase ease of use on doctors compared to 

currently approved injectable treatments. Myovant is now focused on expanding Orgovyx into 

uterine fibroids, which is expected to be approved in June 2021, and endometriosis, which is 

planned to be filed for approval in the US in the first half of 2021. Finally, Myovant will also 

focus on expanding into Europe with a Uterine Fibroids EMA decision coming in mid-2021 and 

plans to file for prostate cancer in the first quarter of 2021. 

 

• Replimune Group (REPL) centered the presentation around their three promising clinical 

candidates. On the tailwind of RP1 and RP2 data presentated at the Society of Immunotherapy 

of Cancer (SITC) in October 2020, Replimune experienced roughly a doubling of their stock price. 

Since then, REPL stock has remained fairly steady around the $40 mark. The company hopes to 

continue this progress with expansion into more cancer types and treatment combinations in 

clinical studies over the next few years.  

 

Of note, RP1 is being evaluated in combination with Opdivo in the IGNYTE study (melanoma, 

NMSC, MSI-H cancers, and NSCLC), in combination with Libtayo in the CERPASS study (CSCC), 

and as a monotherapy in the ARTACUS study (CSCC organ transplant). RP2 and RP3 are also 

being investigated clinically in combination with Opdivo and anti-PD1 therapies, respectively. 

Replimune anticipates a multitude of data releases in 2021 and 2022, with critical releases 

consisting of data from the CERPASS CSCC registration directed study of RP1 and data from the 

anti-PD1 failed registrational melanoma cohort in the IGNYTE study of RP1, both expected in 

2022.  

 

With multiple future shots on goal and positive clinical data for candidates to date, Replimune 

positions itself well going forward in the oncology space. The company is also diversifying itself 

with the investigation of candidates in underserved patient populations, including anti-PD1 

therapy failed CSCC and NSCLC patients and organ transplant recipients with CSCC. Overall, we 

look to 2021 as a pivotal year for Replimune as they navigate both early clinical and 

registrational studies. 
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• In today’s presentation at the J.P. Morgan Healthcare conference CEO and chairman of 

Revolution Medicines (RVMD), Dr. Mark A. Goldsmith, announced two new RAS(ON) inhibitors 

that have entered development for the treatment of cancer. RMC-6291 is RevMed’s newly 

announced inhibitor targeting KRASG12C/NRASG12C(ON) and RMC-6236 is an oral, RAS-

selective tri-complex inhibitor of multiple RAS(ON) variants including KRASG12V(ON) and 

KRASG12D(ON). After seeing promising preclinical signals the company is now moving into IND-

enabling studies with both candidates and expect to file to enter the clinic in the first half of 

2022. 

 

• Sage Therapeutics’ (SAGE) new CEO, Barry Greene provided an overview of Sage Therapeutics’ 

pipeline which is seeking to expand Sage’s portfolio beyond intravenous Zulresso which was 

approved in 2019 for postpartum depression. Sage’s most advanced pipeline asset, zuranolone 

is in Phase III development with three ongoing pivotal trials, one for postpartum depression 

(SKYLARK) and two for major depressive syndrome (WATERFALL and SHORELINE) with all three 

trials evaluating a 50 mg dose. Anticipated 2021 milestones for this program include topline 

data for SKYLARK and WATERFALL in H1 2021 as well as updated data for SHORELINE in late 

2021 (first data from its 50 mg cohort). Topline data are also expected in late 2021 for CORAL, 

another Phase III trial for zuranolone in major depressive disorder.  

 

In 2019, zuranolone (20 or 30 mg) failed to meet the primary endpoint in MOUNTAIN, a pivotal 

Phase III trial. At JPM, management emphasized that zuranolone reported high rates of 

remission and low rates of discontinuation and that its unique two-week course of treatment 

allows depressive episodes to be treated as needed. Zuranolone’s potential is thought to be a 

major driver of the $3.1 billion licensing deal executed in November 2019 with Biogen for 

zuranolone and SAGE-324. At JPM, Sage announced that they received $1.2 billion from the deal 

which will accelerate zuranolone’s development into other indications such as treatment-

resistant depression, generalized anxiety disorder and bipolar depression. <BR> 

Sage has plans to expand from mood disorders to other neurological conditions such as 

movement disorders and cognitive disorders. SAGE-324 is initially being studied for essential 

tremor with topline data from the Phase II KINETIC study expected in early 2021. A Phase IIb 

study in essential tremor is expected to initiate in late 2021 and there are also plans to initiate 

studies in Parkinson’s disease and epilepsies.  

 

While Zulresso, zuranolone, SAGE-324 and SAGE-689 (see below) are positive allosteric 

modulators (PAMs) of the GABA-A receptor, Sage has also developed NMDA receptor PAMs 

such as SAGE-718 and SAGE-904. Preclinical data implicates a role for the NMDA receptor family 

in cognition including executive functions such as planning and decision making. Topline data 

from PARADIGM, a Phase II trial evaluating SAGE-718 for Parkinson’s disease are expected in 

early 2021. The LUMINARY study, evaluating SAGE-718 for Alzheimer’s disease cognitive 
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dysfunction, is expected to initiate in early 2021 and report topline data later in the year. There 

are also plans to develop SAGE-718 for Huntington’s disease.  

 

Pipeline products in early development include SAGE-689, a rapid acting intramuscular GABA 

PAM which is expected to complete a Phase I study for social anxiety disorder in 2021 and SAGE-

904 which was designed for potential use as neurodevelopment therapy for children and is 

expecting Phase I data in late 2021.  

 

While Sage expects a catalyst rich 2021, the highest impact catalysts will likely be the various 

Phase III readouts for zuranolone. 

 

• TG Therapeutics (TGTX) reviewed the company’s current pipeline and provided an update on 

the anticipated 2021 milestones. Michael Weiss, TG Therpapeutics’ CEO and President, 

highlighted its lead asset, Umbralisib, which has a PDUFA date set for Marginal Zone Lymphoma 

and Follicular Lymphoma on February 15, 2021 and June 15, 2021, respectively. 2020 was a year 

full of positive data readouts that demonstrated efficacy and safety for Umbralisib and 

Ublituximab. It’s also noteworthy that TG-1303 is a first inhibitor of PI3K to successfully treat 

front-line patients. The UNITY-CLL study met the primary endpoint and the study was stopped 

early for superior efficacy observed at the interim analysis.   

 

You can expect to see more regulatory approvals and commercial launches for its lead assets in 

2021. The company recently initiated a rolling BLA submission for TG-1303 in Chronic 

Lymphocytic Leukemia (CLL) and received Fast Track designation. Pending regulatory decision on 

the completed BLA submission, TG-1303 could be the only doublet for the treatment of CLL to 

be approved. In preparation for these anticipated product launches, TG Therapeutics has built 

commercial infrastructure. The company is also focusing on the Multiple Sclerosis space, with a 

BLA filing for Ublituximab targeted for mid-2021. Ublituximab demonstrated unprecedented 

data with <0.10 ARR, which is the lowest reported rate thus far in a Phase III trial.  

These positive readouts and regulatory progress have led TG Therapeutics to enhance its 

balance sheet. Currently, the company is in the best cash position in its 8-year history with $600 

million pro forma as of year-end 2020.  

 

• Ultragenyx Pharmaceutical’s (RARE) CEO, Dr. Emil Kakkis, presented several updates on the 

company’s broad and diverse portfolio at JPM this year. Ultragenyx currently has three brands, 

Crysvita, Dojolvi, and Mepsevii, that were approved since 2017, and its main goals this year will 

be to build out their pipeline to establish growth for the next ten years. Prior to this 

presentatation, Ultragenyx pre-announced FY2020 revenues for Crysvita of around $137m-

$139m and projected 2021 revenues in the range of $180m to $190m. Crysvita, an anti-

fibroblast growth factor 23 (FGF23) fully human antibody, was approved last year for the 

treatment of FGF23-related hypophosphatemia in tumor-induced osteomalacia associated with 
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phospaturic mesenchymal tumors after gaining its first FDA approval in 2018 for X-linked 

hypophosphatemia in adult and pediatric patients. Management did not, however, give revenue 

projections for their newest approved drug Dojolvi, a small molecule synthetic triglyceride 

compound approved for long-chain fatty acid oxidation disorders, because it only launched last 

June. The company’s year end cash balance was around $1.2bn, putting Ultragenyx in a strong 

capital position while building out its pipeline.  

 

Ultragenyx has three key therapeutic areas, CNS, bone endocrine, and metabolic disorders, 

encompassing their commercial and pipeline assets which management believes will approach 

$1bn in revenue in the next five years. 

 

Key 2021 catalysts include Phase III initiation of their adeno-associated virus vector (AAV) type 8 

gene therapies, DTX401 and DTX301, in glycogen storage disease and late-onset ornithine 

transcarbamylase deficiency, respectively. Management presented updated Phase I/II data for 

DTX401, with an additional three patients added to the prophylactic steroid cohort showing 

clear and fast reductions in glucose replacement therapy while maintaining glucose control and 

without any adverse events. Phase I/II updates were also given for DTX301 with six out of nine 

treated patients responding to the gene therapy and three of these patients achieving complete 

responses. Responses are durable with some ongoing up to two to three years post-treatment. 

Further, in the prophylactic steroid cohort, management indicated two out of three additional 

patients have been dosed to date and there have been no safety issues with utilizing steroids so 

far. Ultragenyx also aims to have their IND accepted and to initiate trials for their AAV type 9 

gene therapy, UX701, for the treatment of Wilson Disease within the first half of 2021.  

Within their anti-sense oligonucleotide (ASO)/mRNA franchise, UX053 is their first mRNA lipid 

nanoparticle asset which they hope to submit an IND for within the first six months of 2021 with 

a potential Phase I/II initiation in the second half of the year for the treatment of GSDIII 

(Debrancher deficiency). Ultragenyx will also be resuming the Phase I/II study for their ASO 

asset, GTX-102, in Angelman Syndrome within the first half of 2021 and providing updated 

Phase I/II data in the second half. Their Phase I/II trial was paused last year following lower 

extremity weakness adverse events and Ultragenyx has submitted amendments to the IND 

including follow-up safety information for the five patients dosed with GTX-102 and is awaiting 

further discussions with the FDA. Management indicated, however, that they believe lower 

doses below 20mg given at slower schedules provides the efficacy needed without the observed 

lower extremity adverse events.  

 

Finally, pediatric Phase II/III study initiation in the second half of 2021 is expected for their 

monoclonal antibody drug, setrusumab, for the treatment of osteogenesis imperfecta.  

 

• Vir Biotechnology (VIR) focused on the impact of the COVID-19 pandemic effect and how herd 

immunity might take time due to the hesitancy for vaccines and the presence of new viral 
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mutations. The presentation also mentions most known sequences of the virus come from four 

countries which means a lot of mutant strains may not be registered for sequencing and 

depending on seroprevalence, antibody treatments currently pursued may not work on mutant 

variants. Vir Biotechnology noted VIR-7831 is expected to retain activity against the four known 

variants. Results from the COMET ICE study for early treatment is expected in the first quarter of 

2021 and Vir Biotechnology is continuing towards possible prophylaxis treatment using VIR-7831 

in the second quarter of 2021. The company will also begin testing VIR-7832 compared to VIR-

7831 in the UK in the first quarter of 2021. For HBV, Vir making a big push with VIR-2218, 

pursuing multiple clinical trials in 2021 and those include combinations with Peg-interferon, with 

VIR-3434, and a partnership with Gilead to use a combination of GS-9688 and VIR-2218. Vir 

Biotechnology is also pushing development of VIR-2482 into Phase II for influenza A and will 

have first clinical data from its VIR-111 program for HIV in the second half of 2021. With possible 

positive results from its COVID-19 program, Vir is poised to have a big year with possible 

approval of its monoclonal antibody treatment and continued progress of its second program in 

HBV.   

 

 

Small Cap Companies 
• Akero’s (AKRO) presentation revolved around recent developments and upcoming milestones in 

efruxifermin, the company's human FGF21 analog in development for non-alcoholic 

steateohepatitis (NASH). Akero had recently presented additional data from its Phase IIa 

BALANCED study, reaffirming previous strong results in improving glycemic control for patients 

with both NASH and type 2 diabetes. The company outlined its next steps for efruxifermin, 

presenting the study design for its upcoming Phase IIb trial, called HARMONY, which will 

evaluate the 28mg and 50mg doses of their therapeutic versus placebo. The finalization for a 

Phase III protocol will be determined following an end-of-Phase II meeting. The company also 

dedicated time to go over their healthy financials, following its upsized follow-on public offering 

in July of 2020. 

 

• ALX Oncology (ALXO) President and CEO Jaume Pons, PhD, opened the presentation with a 

broad summary of lead candidate, ALX148, which targets CD47 as a single agent and as a 

combination therapy across a variety of immuno-oncology indications, with an initial focus on 

solid tumors, myelodysplastic syndrome (MDS), and acute myelogenous leukemia (AML). A large 

portion of the presentation gave a very detailed overview of the science behind the asset, 

highlighting ALX148’s mechanism of action with half the molecular weight and twice the CD47 

binding sites of antibodies, favorable tolerability and toxicity profiles, pharmacokinetics, and the 

high-dose design that enables full blockade of CD47 and maximizes activity of a combination 

drug. 
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Pons also provided a snapshot of the ALX148 pipeline, detailing clinical efficacy and safety data 

observed in the various studies in progress for a broad range of solid and hematological cancers. 

He mentioned a clinical trial collaboration with Zymeworks to initiate a Phase I trial of ALX148 in 

combination with Zymeworks’ HER2-targeted bispecific antibody zanidatamab in patients with 

HER2-overexpressing breast cancer and other solid tumors, with initiation of Phase I anticipated 

in the first half of this year. 

 

In closing, Pons discussed upcoming plans for ALX148 in various indications. In the first half of 

the year, a Phase I readout and Phase II initiation in head and neck squamous cell carcinoma 

(HNSCC) combined with Keytruda (pembrolizumab); in the second half of the year, the initiation 

of a Phase II trial in in gastric/ gastroesophageal cancer, in combination with Herceptin 

(trastuzumab) and initiation of Phase I in AML; and during Q4 2021, in an MDS study in 

combination with azacitidine, a final readout of Phase I results as well as the initiation of a Phase 

II study; with Phase I data expected in AML in Q1 2022. There was a brief overview of financial 

highlights. The company completed an initial public offering in July (netting $173m) and a 

$195m secondary offering in December, giving it current cash on hand of $259.5m expected 

cash runway through 2024. 

 

When asked in the Q&A session to provide more detail on timelines for expected data readouts 

for the Phase I study and dosing regimen in MDS, ALX’s CMO Sophia Randolph, MD, PhD, 

indicated that data releases would likely be announced at an upcoming conference prior to the 

end of year, but a more definitive time frame was not specified. 

 

• Chairman and CEO of Aprea Therapeutics (APRE) Christian Schade started the presentation by 

describing the company’s focus in novel p53 targeted therapies. Its lead product candidate, 

prodrug eprenetapopt (APR-246) has received Breakthrough Therapy, Orphan Drug and Fast 

Track designations from the FDA for MDS, and Orphan Drug designation from the European 

Commission for MDS, AML and ovarian cancer. However, a randomized Phase III Trial in 1L TP53 

Mutant MDS did not achieve statistical significance in primary endpoint of complete remission. 

The CR rate was 53% higher in the eprenetapopt with AZA arm of the study compared to AZA 

alone, but did not reach statistical significance. Schade added the overestimated response rate 

was based on the analysis of two Phase II trials in the same front-line setting, in which 

eprenetapopt reported CR rates of 57% and 61% in a French (n=28) and US (n=33) study, 

respectively. The company anticipates a discussion of the results with the FDA in the first half of 

2021, as well as presenting them at an upcoming scientific conference. 

 

Despite the disappointing results in MDS, there are many viable opportunities remaining for 

eprenetapopt. The company recognizes TP53 mutant AML is a major unmet medical need with 

limited treatment options. The Phase II 1L TP53 Mutant AML Trial is ongoing, and the company 

expects to complete enrollment by mid-year. Schade indicated the potential for submitting a 
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Breakthrough Therapy designation application and accelerated approval in AML based on 

positive data. A Phase II Trial of Post-Transplant Maintenance in TP53 mutant MDS and AML is 

fully enrolled (N=33), and a 1-year RFS primary endpoint readout anticipated is anticipated in 

the second quarter of 2021. The company reported preclinical data demonstrating synergistic 

activity of eprenetapopt + venetoclax, eprenetapopt + ibrutinib in R/R Lymphoid Malignancies. 

Dosing of the first patient is anticipated in the first quarter of 2021, with preliminary tolerability 

and efficacy data anticipated 2H 2021. Eprenetapopt has been shown to enhance the effects of 

PD-1 blockade in murine melanoma and colorectal carcinoma models and induces pro-

inflammatory tumor microenvironment and activity driven by tumor associated macrophages. A 

Phase I/II Solid Tumor trial with eprenetapopt + pembrolizumab is currently enrolling patients, 

with preliminary tolerability and efficacy data anticipated in the second half of 2021. 

 

With IND and protocol accepted by the FDA, Aprea anticipates FIH trials of APR-548, a next-

generation oral p53 reactivator, in TP53 Mutant MDS to initiate in Q1 2021. Following 

completion of the FIH Phase 1 trial, the company may explore expansion in MDS, AML or other 

indications. 

 

Finally, Schade indicated the company has enough cash on hand to achieve the projected clinical 

milestones and fund operations through 2023. 

 

• Ahead of its presentation at the JP Morgan Conference, Clovis Oncology (CLVS) reported 

preliminary fourth quarter and full year 2020 revenue for its product, Rubraca. The results 

include $43M estimated global revenue for Rubraca, compared to $38.8M for Q3 2020 and 

$39.3M for Q4 2019, with U.S. product revenues of approximately $36.3M - $36.7M and E.U. of 

$6.5M - $6.8M. At the presentation, Clovis Oncology CEO, Patrick Mahaffy, reiterated Clovis’ 

strong position in second line maintenance in ovarian cancer space with strong market uptake 

despite challenges posed by COVID-19. Mahaffy then noted the company transition from its 

main growth driver, Rubraca, to a true commercial stage biotech with multiple indications and 

expanded pipeline. The first noteworthy highlight was the US approval of Rubraca in May 2020 

for mCRPC, the first approval in its class in prostate setting. With a 55% PSA response, Clovis 

expected a gradual uptake in the prostate cancer landscape despite virtual launches from 

COVID-19 due to many physicians’ consideration of PSA response being a predictor of a tumor’s 

behavior. Additional ongoing studies of Rubraca were also discussed, with a prominent focus on 

upcoming monotherapy readout from Phase III ATHENA study in the second half of 2021.  

 

However, the star of the presentation was the enthusiastic showcase of a new candidate, FAP-

2286. Mahaffy introduced FAP-2286 as Clovis’ foray into a new opportunity in radionuclide 

therapy, following the success of Lutathera. Of note, imaging results obtained from a 

compassionate use program in Germany showed encouraging tumor accumulation and 

specificity of FAP-2286 in multiple cancer indications, and consistent with standard-of-care FDG-
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PET/CT scans. Mahaffy confidently drew comparison to the clinical-stage competitor, 177Lu-

PSMA-617, currently under Phase III development by Novartis for prostate cancer. and boasted 

that FAP-2286 will potentially be the first FAP inhibitor in its class as the next blockbuster. Clovis 

anticipates the LuMIERE Phase I/II study will be initiated in the first half of 2021 with potential 

for accelerated approvals in multiple tumor types. Rounding out the presentation was the oral 

TKI inhibitor, lucitanib. Given the positive signal from the lucitanib and Opdivo combination data 

presented at ESMO 2020, Clovis hoped that this combination will continue to illustrate similar or 

better efficacy with enhanced safety from the ovarian cancer cohort, most likely at a 2021 

medical meeting such as ASCO or ESMO.  Closing out, Mahaffy emphasized the good quarter in 

Q4 with estimated cash runway into early 2023.  Mahaffy remained hopeful in the challenging 

oncology marketplace that competitive data from Rubraca and its familiarity to prescribers will 

boost interest from virtual launches. Interestingly, Mahaffy reported that Clovis is shying away 

from M&A deals to focusing on its existing asset, FAP-2286, making late 2021 – early 2022 an 

important inflection point for Clovis Oncology. 

 

• Enanta’s (ENTA) President and CEO Jay R. Luly provided an updated on the company’s current 

pipeline, which focuses on oral therapies for viral infections and liver diseases. The executive 

began by discussing the N-protein inhibitor EDP-938, which is being investigated in respiratory 

syncytial virus (RSV). EDP-938 has previously demonstrated encouraging, albeit preliminary, 

results in a Phase IIa human challenge study, with significant reductions in viral load and 

symptoms. Consequently, the Phase IIb RSVP trial was initiated and began recruiting in Q1 2020. 

However, implementation of strict COVID-19 mitigation measures has significantly reduced 

cases of RSV, which normally peaks early in the year. The Enanta executive emphasized the 150 

global sites were ready to rapidly resume recruitment in the next RSV season. During the 

question and answer session, Luly confirmed that despite being a modest sized 70-patient trial, 

it was well powered, with an anticipated treatment response of 50% change in viral load 

compared to placebo. Following on from RSVP, Luly highlighted two other Phase II studies with 

EDP-938, including RSVPEDs in pediatric patients, which is planned for Q1 2021, and RSVTx in 

adult patients that received hematopoietic cell transplant, which initiated in Q4 2020. Next, Luly 

drew attention to two new program initiatives, the novel RSV L-Protein inhibitor, and the 

nanomolar human Metapneumovirus (hMPV) inhibitor, both of which are under active 

optimization to determine a suitable drug candidate.  

 

The company official then focused on the hepatitis B virus (HBV) pipeline, which includes EDP-

514, and a new candidate EDP-721. EDP-514 is currently in Part 2 of a Phase 1 study in NUC-

suppressed patients, with preliminary data expected in Q2 2021. Additionally, the drug is in a 

Phase Ib trial in viremic chronic HBV patients not currently on therapy, which is anticipated in 

Q2 2021. Luly highlighted that the new oral HBV RNA destabilizer, EDP-721, which targets the 

HBsAg protein, has the potential to lead to a functional cure in combination with viral 
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replication inhibitors, such as EDP-514 and NUC. Enanta plan to initiate a Phase 1 trial with EDP-

721 in mid-2021. 

 

The final pipeline assets discussed were the FXR agonists EDP-305 and EDP-297 in non-alcoholic 

steatohepatitis (NASH). The former drug yielded mixed results in the Phase II ARAGON-1 trial, as 

the highest dose group demonstrated a significant change in ALT, though this was caveated by a 

high discontinuation rate due to pruritis; a known effect of FXR agonism. Consequently, Enanta 

have initiated the Phase IIb ARAGON-2 trial, which investigates intermediate doses. A 12-week 

interim analysis is anticipated in mid-2021. Luly brought the pipeline discussion to a close with 

EDP-297, a highly potent and targeted follow-on FXR agonist, which aims to allow for lower 

doses and reduced drug-levels at non-targeted tissues. A Phase I study was initiated in Q3 2020, 

with a data readout anticipated for Q2 2021.  

 

Luly ended the presentation with a summary of financials, noting a slightly repressed year due 

to the effects of the COVID-19 pandemic. Nevertheless, as of Q3 2020, the company has $419m 

cash in hand, which leaves them in a good position to carry forward the pipeline.  

 

• RAPT Therapeutics (RAPT) provided some insight into their two main drug candidates in clinical 

development at the conference, FLX475 and RPT193. The company discussed their Phase I/II 

data for their FLX475 study for the treatment of cancer. The encouraging results previously 

announced reinforced their plans to move into a full fledged Phase II study, with the next data 

update planned for the second quarter of 2021. RPT193 is currently being studied in a Phase Ib 

trial for atopic dermatitis. The next data for this study is expected in the first half of 2021. The 

company has announced that if the trial is successful, they plan to move into a Phase IIb study in 

atopic dermatitis and also pursue a trial in asthma and other allergic diseases. 
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Product Updates from Biomedtracker/Meddevicetracker 
 

ACADIA Pharmaceuticals Inc. (ACAD) 
 

ACP-319 for Neurology - Other 

Event Date: 01/12/2021  

Event Type: Progress Update (Clinical Analysis) 

Trial Name: N/A 

Market Group: Neurology 

Lead Company: ACADIA Pharmaceuticals Inc. (ACAD)  

Partner Companies: Vanderbilt University  

Phase: I 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 10% (Same As Avg.) 

Average Approval: 10% 

Analysis: 

Acadia announced the Phase I program of ACP-319 for cognition and schizophrenia is ongoing. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (ACAD) 

 
 

Achillion Pharmaceuticals, Inc. (ACHN) 
 

Danicopan for Paroxysmal Nocturnal Hemoglobinuria (PNH) 

Event Date: 01/12/2021  

Event Type: Trial Announcement - Initiation (Clinical Analysis) 

Trial Name: Phase III - w/C5 inhibitors  

Market Group: Autoimmune/immunology 

Lead Company: Achillion Pharmaceuticals, Inc. (ACHN)  

Partner Companies: N/A 

Phase: III 

Change to Likelihood of Approval: 39% 

Likelihood of Approval: 59% (Same As Avg.) 

Average Approval: 59% 

Analysis: 

Alexion announced a Phase III trial has been initiated to evaluate the efficacy of danicopan as add-on 

therapy to a complement component 5 (C5) inhibitor (eculizumab or ravulizumab) in participants with 

PNH who have clinically evident EVH. 

https://www.biomedtracker.com/DrugReport.cfm?DrugID=42439
https://www.biomedtracker.com/IndicationReport.cfm?IndID=192
https://www.biomedtracker.com/EventDetail.cfm?EventID=401839
https://www.biomedtracker.com/DrugDetail.cfm?RecID=59706
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=7
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=7455
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://ir.acadia-pharm.com/static-files/83a0fdfb-b19d-40ca-a993-397c64f70c69
https://www.biomedtracker.com/DrugReport.cfm?DrugID=24880
https://www.biomedtracker.com/IndicationReport.cfm?IndID=394
https://www.biomedtracker.com/EventDetail.cfm?EventID=401825
https://www.biomedtracker.com/DrugDetail.cfm?RecID=34575
https://www.biomedtracker.com/trialdetail.cfm?trialid=53544
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=825
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/trialdetail.cfm?trialid=53544


  

 

January 2021|37 

 

 

Phase III - w/C5 inhibitors Study Design 

This is a multiple-region, randomized, double-blind, placebo controlled, multiple-dose, study in 

participants with PNH who have clinically evident EVH on a C5 inhibitor (eculizumab or ravulizumab). 

Participants will be randomized to receive danicopan or placebo, in a 2:1 ratio for 12 weeks (Treatment 

Period 1) in addition to their C5 inhibitor (eculizumab or ravulizumab) therapy. At Week 12, participants 

randomized to receive placebo will be switched to danicopan for an additional 12 weeks (Treatment 

Period 2) while remaining on the ongoing C5 inhibitor therapy, and participants randomized to 

danicopan will continue on danicopan for an additional 12 weeks while remaining on the ongoing C5 

inhibitor therapy. At the end of the 2 treatment periods (Week 24), participants may enter a 1-year 

Long-Term Extension (LTE) Period and continue to receive danicopan in addition to their C5 inhibitor 

therapy. 

 

Source: 

www.clinicaltrials.gov 

J.P. Morgan Healthcare Conference 01/12/2021 (ALXN, Presentation Slides) 

 
 

Alexion Pharmaceuticals Inc. (ALXN) 
 

ALXN1820 for Undisclosed 

Event Date: 01/12/2021  

Event Type: Trial Announcement (Clinical Analysis) 

Trial Name: Phase I - HV 

Market Group: Not Specified 

Lead Company: Alexion Pharmaceuticals Inc. (ALXN)  

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: 

Alexion announced a Phase I, randomized, double-blind, placebo-controlled single and multiple 

ascending dose study designed to evaluate the safety, tolerability, pharmacokinetics, 

pharmacodynamics, and immunogenicity of ALXN1820 administered subcutaneously (SC) (ALXN1820 SC) 

and intravenously (IV) (ALXN1820 IV). 

 

Phase I - HV Study Design 

This study will include up to 10 different dosing cohorts, with each cohort consisting of 2 groups 

https://clinicaltrials.gov/ct2/show/NCT04469465
https://www.biomedtracker.com/DrugReport.cfm?DrugID=44081
https://www.biomedtracker.com/IndicationReport.cfm?IndID=3338
https://www.biomedtracker.com/EventDetail.cfm?EventID=401842
https://www.biomedtracker.com/DrugDetail.cfm?RecID=62241
https://www.biomedtracker.com/trialdetail.cfm?trialid=61490
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=21
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
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(ALXN1820 group, placebo group). Participants will be randomly assigned in a 3:1 ratio to each of these 

2 groups, respectively, within all 10 cohorts, to receive either a single or multiple doses of ALXN1820 SC, 

a single dose of ALXN1820 IV, or a single or multiple doses of placebo. The study will be conducted in 

healthy adult participants and will also include a multiple SC dose cohort in healthy participants of 

Japanese descent. 

 

Source: 

www.clinicaltrials.gov 

J.P. Morgan Healthcare Conference 01/12/2021 (ALXN, Presentation Slides) 

 
 

Ultomiris for Neuromyelitis Optica (Devic's Syndrome, NMO) 

Event Date: 01/12/2021  

Event Type: Trial Announcement - Trial Progressing (Clinical Analysis) 

Trial Name: Phase III - NMOSD  

Market Group: Autoimmune/immunology 

Lead Company: Alexion Pharmaceuticals Inc. (ALXN)  

Partner Companies: Xencor (XNCR)  

Phase: III 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 59% (Same As Avg.) 

Average Approval: 59% 

Analysis: 

Alexion announced the continued progress in advancing Phase III ULTOMIRIS trials in NMOSD and 

amyotrophic lateral sclerosis (ALS), which are now over 80 percent and 50 percent enrolled, 

respectively. Top-line readouts are expected in the second half of 2022. 

 

Source: 

Press Release 01/12/2021 (ALXN) 

J.P. Morgan Healthcare Conference 01/12/2021 (ALXN, Slide 6) 

 
 

Ultomiris for Amyotrophic Lateral Sclerosis (ALS) 

Event Date: 01/12/2021  

Event Type: Trial Announcement - Trial Progressing (Clinical Analysis) 

Trial Name: Phase III - CHAMPION-ALS  

Market Group: Neurology 

Lead Company: Alexion Pharmaceuticals Inc. (ALXN)  

Partner Companies: Xencor (XNCR)  

Phase: III 

https://clinicaltrials.gov/ct2/show/NCT04631562
https://www.biomedtracker.com/DrugReport.cfm?DrugID=25373
https://www.biomedtracker.com/IndicationReport.cfm?IndID=703
https://www.biomedtracker.com/EventDetail.cfm?EventID=401836
https://www.biomedtracker.com/DrugDetail.cfm?RecID=55838
https://www.biomedtracker.com/trialdetail.cfm?trialid=56335
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=21
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=2782
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://ir.alexion.com/news-releases/news-release-details/alexion-highlights-commercial-clinical-and-financial-progress
https://ir.alexion.com/static-files/22ca92a8-8dc2-4e37-92b5-cae366db4804
https://www.biomedtracker.com/DrugReport.cfm?DrugID=25373
https://www.biomedtracker.com/IndicationReport.cfm?IndID=193
https://www.biomedtracker.com/EventDetail.cfm?EventID=401837
https://www.biomedtracker.com/DrugDetail.cfm?RecID=55839
https://www.biomedtracker.com/trialdetail.cfm?trialid=56515
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=21
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=2782
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Change to Likelihood of Approval: 0% 

Likelihood of Approval: 52% (Same As Avg.) 

Average Approval: 52% 

Analysis: 

Alexion announced the continued progress in advancing Phase III ULTOMIRIS trials in NMOSD and 

amyotrophic lateral sclerosis (ALS), which are now over 80 percent and 50 percent enrolled, 

respectively. Top-line readouts are expected in the second half of 2022. 

 

Source: 

Press Release 01/12/2021 (ALXN) 

J.P. Morgan Healthcare Conference 01/12/2021 (ALXN, Slide 6) 

 
 

ALXN1850 for Undisclosed 

Event Date: 01/12/2021  

Event Type: Progress Update (Clinical Analysis) 

Trial Name: N/A 

Market Group: Not Specified 

Lead Company: Alexion Pharmaceuticals Inc. (ALXN)  

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: 

Alexion listed ALXN1850 in its pipeline as a next-gen asfotase alfa that IND has been filed and expects a 

healthy volunteer study initiate in the second quarter of 2021. 

 

Source: 

J.P. Morgan Healthcare Conference 01/01/2021 (ALXN, Presentation Slides) 

 
 

Ultomiris for Myasthenia Gravis (MG) 

Event Date: 12/09/2020  

Event Type: Trial Announcement - Patient Enrollment Completed (Clinical Analysis) 

Trial Name: Phase III - gMG  

Market Group: Autoimmune/immunology 

Lead Company: Alexion Pharmaceuticals Inc. (ALXN)  

Partner Companies: Xencor (XNCR)  

Phase: III 

https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://ir.alexion.com/news-releases/news-release-details/alexion-highlights-commercial-clinical-and-financial-progress
https://ir.alexion.com/static-files/22ca92a8-8dc2-4e37-92b5-cae366db4804
https://www.biomedtracker.com/DrugReport.cfm?DrugID=44087
https://www.biomedtracker.com/IndicationReport.cfm?IndID=3338
https://www.biomedtracker.com/EventDetail.cfm?EventID=401845
https://www.biomedtracker.com/DrugDetail.cfm?RecID=62247
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=21
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/DrugReport.cfm?DrugID=25373
https://www.biomedtracker.com/IndicationReport.cfm?IndID=469
https://www.biomedtracker.com/EventDetail.cfm?EventID=401853
https://www.biomedtracker.com/DrugDetail.cfm?RecID=51613
https://www.biomedtracker.com/trialdetail.cfm?trialid=53276
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=21
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=2782


  

 

January 2021|40 

 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 59% (Same As Avg.) 

Average Approval: 59% 

Analysis: 

Alexion announced that the Phase III - gMG trial for Ultomiris completed enrollment in 2020. 

 

Source: 

www.clinicaltrials.gov 

J.P. Morgan Healthcare Conference 01/12/2021 (ALXN, Presentation Slides) 

 
 

Ultomiris for Immunoglobulin A (IgA) Nephropathy (Berger's Disease) 

Event Date: 12/31/2020  

Event Type: Trial Announcement - Initiation (Clinical Analysis) 

Trial Name: Phase II - Renal Basket  

Market Group: Renal 

Lead Company: Alexion Pharmaceuticals Inc. (ALXN)  

Partner Companies: Xencor (XNCR)  

Phase: II 

Change to Likelihood of Approval: 24% 

Likelihood of Approval: 24% (Same As Avg.) 

Average Approval: 24% 

Analysis: 

Alexion announced in the fourth quarter of 2020 a Phase II trial was initiated to evaluate the safety and 

efficacy of ravulizumab administered by intravenous (IV) infusion compared to placebo and demonstrate 

proof-of-concept of the efficacy of terminal complement inhibition in participants with LN (LN Cohort) or 

IgAN (IgAN Cohort). This study consists of a 6-week screening period, 26-week initial evaluation period, a 

24-week extension period, and a 36-week post-treatment follow-up period. 

 

Source: 

www.clinicaltrials.gov 

J.P. Morgan Healthcare Conference 01/12/2021 (ALXN, Presentation Slides) 

 
 

Ultomiris for Lupus Nephritis 

Event Date: 12/31/2020  

Event Type: Trial Announcement - Initiation (Clinical Analysis) 

Trial Name: N/A 

Market Group: Autoimmune/immunology 

Lead Company: Alexion Pharmaceuticals Inc. (ALXN)  

https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://clinicaltrials.gov/ct2/show/NCT03920293
https://www.biomedtracker.com/DrugReport.cfm?DrugID=25373
https://www.biomedtracker.com/IndicationReport.cfm?IndID=3628
https://www.biomedtracker.com/EventDetail.cfm?EventID=401861
https://www.biomedtracker.com/DrugDetail.cfm?RecID=51614
https://www.biomedtracker.com/trialdetail.cfm?trialid=61504
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=21
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=2782
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://clinicaltrials.gov/ct2/show/NCT04564339
https://www.biomedtracker.com/DrugReport.cfm?DrugID=25373
https://www.biomedtracker.com/IndicationReport.cfm?IndID=3111
https://www.biomedtracker.com/EventDetail.cfm?EventID=401863
https://www.biomedtracker.com/DrugDetail.cfm?RecID=62249
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=21
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Partner Companies: Xencor (XNCR)  

Phase: II 

Change to Likelihood of Approval: N/A 

Likelihood of Approval: 20% (Same As Avg.) 

Average Approval: 20% 

Analysis: 

Alexion announced in the fourth quarter of 2020 a Phase II trial was initiated to evaluate the safety and 

efficacy of ravulizumab administered by intravenous (IV) infusion compared to placebo and demonstrate 

proof-of-concept of the efficacy of terminal complement inhibition in participants with LN (LN Cohort) or 

IgAN (IgAN Cohort). This study consists of a 6-week screening period, 26-week initial evaluation period, a 

24-week extension period, and a 36-week post-treatment follow-up period. 

 

Source: 

www.clinicaltrials.gov 

J.P. Morgan Healthcare Conference 01/12/2021 (ALXN, Presentation Slides) 

 
 

Alnylam Pharmaceuticals Inc. (ALNY) 
 

ALN-HBV02 for Hepatitis B (HBV) Treatment (Antiviral) 

Event Date: 01/12/2021  

Event Type: Trial Announcement (Clinical Analysis) 

Trial Name: Phase II - w/GS-9688 + Nivolumab  

Market Group: Infectious Disease 

Lead Company: Alnylam Pharmaceuticals Inc. (ALNY)  

Partner Companies: Vir Biotechnology (VIR) 

Brii Bio 

Phase: II 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 27% (Same As Avg.) 

Average Approval: 27% 

Analysis: 

Gilead and Vir Biotechnology nnounced that the companies have entered into a clinical collaboration to 

evaluate novel therapeutic combination strategies aimed at developing a functional cure for chronic 

hepatitis B virus (HBV). 

 

The companies plan to initiate a Phase II trial evaluating combination therapy for both treatment-

experienced and treatment-naïve people living with HBV. The multi-arm trial will evaluate different 

combinations of selgantolimod, Gilead’s investigational TLR-8 agonist; VIR-2218, Vir’s investigational 

https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=2782
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://clinicaltrials.gov/ct2/show/NCT04564339
https://www.biomedtracker.com/DrugReport.cfm?DrugID=37054
https://www.biomedtracker.com/IndicationReport.cfm?IndID=319
https://www.biomedtracker.com/EventDetail.cfm?EventID=401844
https://www.biomedtracker.com/DrugDetail.cfm?RecID=51665
https://www.biomedtracker.com/trialdetail.cfm?trialid=61495
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=428
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=7908
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=8940
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
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small interfering ribonucleic acid (siRNA); and a commercially-sourced, marketed PD-1 antagonist 

(Nivolumab). People in the trial with HBV treatment experience may also receive Gilead’s Vemlidy 

(tenofovir alafenamide fumarate, TAF). The primary outcome of the study will be the proportion of 

patients achieving a functional cure, defined as an off-therapy loss of hepatitis B surface antigen (HBsAg) 

and HBV DNA from the serum. 

 

Both companies retain full rights to their individual product candidates and will discuss the potential 

path forward for any future combination studies based on the outcome of the Phase II trial. 

 

Source: 

Press Release 01/12/2021 (VIR) 

J.P. Morgan Healthcare Conference 01/12/2021 (VIR, Slide 16) 

Press Release 01/12/2021 (GILD) 

 
 

Biogen, Inc. (BIIB) 
 

IONIS-SOD1Rx for Amyotrophic Lateral Sclerosis (ALS) 

Event Date: 01/12/2021  

Event Type: Trial Announcement - Patient Enrollment Completed (Clinical Analysis) 

Trial Name: Phase III - VALOR  

Market Group: Neurology 

Lead Company: Biogen, Inc. (BIIB)  

Partner Companies: Ionis Pharmaceuticals (IONS)  

Phase: III 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 54% (2% Above Avg.) 

Average Approval: 52% 

Analysis: 

Ionis Pharmaceuticals announced that the Phase III VALOR clinical trial of tofersen is fully enrolled. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (IONS, Slide 14) 

 
 

Boston Scientific Corporation (BSX) 
 

Precision Spectra for Chronic Pain 

Event Date: 01/12/2021  

https://investors.vir.bio/news-releases/news-release-details/gilead-and-vir-biotechnology-establish-clinical-collaboration
https://investors.vir.bio/static-files/80e503c2-6d70-48f8-85ed-b96f556c35ec
https://www.gilead.com/news-and-press/press-room/press-releases/2021/1/gilead-and-vir-biotechnology-establish-clinical-collaboration-to-explore-combination-strategies-for-functional-cure-for-chronic-hepatitis-b-virus
https://www.biomedtracker.com/DrugReport.cfm?DrugID=16476
https://www.biomedtracker.com/IndicationReport.cfm?IndID=193
https://www.biomedtracker.com/EventDetail.cfm?EventID=401869
https://www.biomedtracker.com/DrugDetail.cfm?RecID=21265
https://www.biomedtracker.com/trialdetail.cfm?trialid=53437
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=64
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=221
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://ir.ionispharma.com/static-files/b8a4eccb-a717-4a23-baed-9a63ed724e40
https://www.biomedtracker.com/DrugReport.cfm?DrugID=21656
https://www.biomedtracker.com/IndicationReport.cfm?IndID=3128
https://www.biomedtracker.com/EventDetail.cfm?EventID=401864
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Event Type: Progress Update - Product Launch (U.S.) (Clinical Analysis) 

Trial Name: N/A 

Market Group: Neurology 

Lead Company: Boston Scientific Corporation (BSX)  

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 it has launched the WaveWriter Alpha in the U.S. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (BSX) 

 
 

Millipede IRIS for Cardiac Valve Surgery 

Event Date: 01/12/2021  

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

Trial Name: FDA Early Feasibility Study  

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.) 

Average Approval: N/A 

Analysis: 

Boston Scientific announced that it has received FDA approval to initiate an Early Feasibility Study in the 

U.S. Enrollment is expected to begin in the first half of 2021. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (BSX, Slide 12) 

 
 

Denali Therapeutics Inc. (DNLI) 
 

DNL151 for Parkinson's Disease (PD) 

Event Date: 01/12/2021  

Event Type: Trial Data - Top-Line Results (Clinical Analysis) 

https://www.biomedtracker.com/DrugDetail.cfm?RecID=29211
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=72
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/DrugReport.cfm?DrugID=31436
https://www.biomedtracker.com/IndicationReport.cfm?IndID=678
https://www.biomedtracker.com/EventDetail.cfm?EventID=401854
https://www.biomedtracker.com/DrugDetail.cfm?RecID=43443
https://www.biomedtracker.com/trialdetail.cfm?trialid=61502
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=72
https://www.biomedtracker.com/AESSearchResults.cfm
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https://investors.bostonscientific.com/~/media/Files/B/Boston-Scientific-IR-V3/reports-and-presentations/2021-jpm-slides-vfinal.pdf
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Trial Name: Phase Ib - PK/PD  

Market Group: Neurology 

Lead Company: Denali Therapeutics Inc. (DNLI)  

Partner Companies: Biogen (BIIB) 

Roche (RHHBY) 

Phase: I 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 10% (Same As Avg.) 

Average Approval: 10% 

Analysis: 

Denali announced DNL151 will proceed into late-stage development. 

 

Context 

The Phase Ib study is completed and the Phase I study is ongoing. The company plans to initiate late-

stage development of DNL151 by the end of 2021. 

 

Design 

The study was a Phase I/Ib trial of DNL151 for healthy volunteers (Phase I) and Parkinson's disease 

(Phase Ib). 

 

Results 

Results demonstrated target engagement in both healthy volunteers and Parkinson's patients for both 

DNL201 and DNL151. The safety and tolerability profile support further development for DNL151 in 

Parkinson's patients. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (DNLI, Slide 20) 

 
 

DNL343 for Amyotrophic Lateral Sclerosis (ALS) 

Event Date: 01/12/2021  

Event Type: Trial Announcement - Trial Progressing (Clinical Analysis) 

Trial Name: Phase I - Healthy Volunteers  

Market Group: Neurology 

Lead Company: Denali Therapeutics Inc. (DNLI)  

Partner Companies: N/A 

Phase: I 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 10% (Same As Avg.) 

Average Approval: 10% 

https://www.biomedtracker.com/trialdetail.cfm?trialid=54681
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=5554
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=64
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=149
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/trialdetail.cfm?trialid=45723
https://www.biomedtracker.com/DrugReport.cfm?DrugID=41700
https://www.biomedtracker.com/IndicationReport.cfm?IndID=193
https://www.biomedtracker.com/EventDetail.cfm?EventID=401802
https://www.biomedtracker.com/DrugDetail.cfm?RecID=58541
https://www.biomedtracker.com/trialdetail.cfm?trialid=56531
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Analysis: 

Denali announced dosing of all SAD cohorts in the Phase I study of DNL343 in healthy volunteers are 

completed. Safety, tolerability, PK and PD support further development of DNL343. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (DNLI, Slide 22) 

 
 

DNL788 for Neurology - Other 

Event Date: 12/31/2020  

Event Type: Trial Announcement - Initiation (Clinical Analysis) 

Trial Name: Phase I - Healthy Volunteers  

Market Group: Neurology 

Lead Company: Denali Therapeutics Inc. (DNLI)  

Partner Companies: Sanofi (SNY)  

Phase: I 

Change to Likelihood of Approval: 10% 

Likelihood of Approval: 10% (Same As Avg.) 

Average Approval: 10% 

Analysis: 

Denali announced the Phase I study of DNL788 for the therapeutic target areas of ALS, AD, and MS was 

initiated in December 2020. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (DNLI, Slide 23) 

 
 

Edios Therapeutics, Inc. (EIDX) 
 

AG10 for Transthyretin Amyloid Cardiomyopathy (ATTR-CM, Wild Type Or Hereditary) 

Event Date: 01/12/2021  

Event Type: Trial Announcement - Initiation (Clinical Analysis) 

Trial Name: Phase III - Japan 

Market Group: Metabolic 

Lead Company: Eidos Therapeutics, Inc. (EIDX)  

Partner Companies: Alexion (ALXN) 

BridgeBio (BBIO) 

Phase: III 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 64% (2% Above Avg.) 

https://www.biomedtracker.com/DrugReport.cfm?DrugID=42664
https://www.biomedtracker.com/IndicationReport.cfm?IndID=192
https://www.biomedtracker.com/EventDetail.cfm?EventID=401796
https://www.biomedtracker.com/DrugDetail.cfm?RecID=60051
https://www.biomedtracker.com/trialdetail.cfm?trialid=61478
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=5554
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=51
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/DrugReport.cfm?DrugID=36024
https://www.biomedtracker.com/IndicationReport.cfm?IndID=3339
https://www.biomedtracker.com/EventDetail.cfm?EventID=401818
https://www.biomedtracker.com/DrugDetail.cfm?RecID=52485
https://www.biomedtracker.com/trialdetail.cfm?trialid=61481
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=7866
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=21
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=7803
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
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Average Approval: 62% 

Analysis: 

Alexion announced a Phase III trial has been initiated to evaluate the efficacy, safety, and tolerability of 

ALXN2060 (also known as AG10), as well as to establish its pharmacokinetic and pharmacodynamic 

profile in Japanese participants with symptomatic ATTR-CM administered on a background of stable 

heart failure therapy. 

 

Phase III Study Design 

Participants will receive ALXN2060 for 12 months (Part A). Following the last visit (Month 12) of Part A, 

participants will continue the study in Part B, which will last for an additional 18 months (30 months 

from Day 1), during which all participants will continue to receive oral treatment with ALXN2060. 

Following the completion of Month 30 assessments in Part B, participants will be offered the 

opportunity to continue to receive ALXN2060 in the Extension Period, which will last until ALXN2060 is 

approved in Japan or for up to 24 additional months, whichever occurs first. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (ALXN, Presentation Slides) 

Press Release 01/12/2021 (ALXN) 

 
 

Gilead Sciences, Inc. (GILD) 
 

GS-9688 for Hepatitis B (HBV) Treatment (Antiviral) 

Event Date: 01/12/2021  

Event Type: Trial Announcement (Clinical Analysis) 

Trial Name: Phase II - w/ALN-HBV02 + Nivolumab  

Market Group: Infectious Disease 

Lead Company: Gilead Sciences, Inc. (GILD)  

Partner Companies: N/A 

Phase: II 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 27% (Same As Avg.) 

Average Approval: 27% 

Analysis: 

Gilead and Vir Biotechnology nnounced that the companies have entered into a clinical collaboration to 

evaluate novel therapeutic combination strategies aimed at developing a functional cure for chronic 

hepatitis B virus (HBV). 

 

The companies plan to initiate a Phase II trial evaluating combination therapy for both treatment-

https://www.biomedtracker.com/LoA.cfm
https://ir.alexion.com/news-releases/news-release-details/alexion-highlights-commercial-clinical-and-financial-progress
https://www.biomedtracker.com/DrugReport.cfm?DrugID=35612
https://www.biomedtracker.com/IndicationReport.cfm?IndID=319
https://www.biomedtracker.com/EventDetail.cfm?EventID=401862
https://www.biomedtracker.com/DrugDetail.cfm?RecID=49496
https://www.biomedtracker.com/trialdetail.cfm?trialid=61505
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=179
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
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experienced and treatment-naïve people living with HBV. The multi-arm trial will evaluate different 

combinations of selgantolimod, Gilead’s investigational TLR-8 agonist; VIR-2218, Vir’s investigational 

small interfering ribonucleic acid (siRNA); and a commercially-sourced, marketed PD-1 antagonist 

(Nivolumab). People in the trial with HBV treatment experience may also receive Gilead’s Vemlidy 

(tenofovir alafenamide fumarate, TAF). The primary outcome of the study will be the proportion of 

patients achieving a functional cure, defined as an off-therapy loss of hepatitis B surface antigen (HBsAg) 

and HBV DNA from the serum. 

 

Both companies retain full rights to their individual product candidates and will discuss the potential 

path forward for any future combination studies based on the outcome of the Phase II trial. 

 

Source: 

Press Release 01/12/2021 (VIR) 

J.P. Morgan Healthcare Conference 01/12/2021 (VIR, Slide 16) 

Press Release 01/12/2021 (GILD) 

 
 

GSK3511294 for Asthma 

Event Date: 01/12/2021  

Event Type: Trial Announcement (Clinical Analysis) 

Trial Name: Phase III Study 

Market Group: Respiratory 

Lead Company: GlaxoSmithKline plc (GSK)  

Partner Companies: N/A 

Phase: I 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 12% (Same As Avg.) 

Average Approval: 12% 

Analysis: 

GSK announced that a Pivotal Phase III study will start in 1Q 2021. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (GSK, Slide 16) 

 
 

Guardant Health, Inc. (GH) 
 

Guardant360 for Non-Small Cell Lung Cancer (NSCLC) 

Event Date: 01/11/2021  

https://investors.vir.bio/news-releases/news-release-details/gilead-and-vir-biotechnology-establish-clinical-collaboration
https://investors.vir.bio/static-files/80e503c2-6d70-48f8-85ed-b96f556c35ec
https://www.gilead.com/news-and-press/press-room/press-releases/2021/1/gilead-and-vir-biotechnology-establish-clinical-collaboration-to-explore-combination-strategies-for-functional-cure-for-chronic-hepatitis-b-virus
https://www.biomedtracker.com/DrugReport.cfm?DrugID=36241
https://www.biomedtracker.com/IndicationReport.cfm?IndID=72
https://www.biomedtracker.com/EventDetail.cfm?EventID=401834
https://www.biomedtracker.com/DrugDetail.cfm?RecID=50428
https://www.biomedtracker.com/trialdetail.cfm?trialid=61489
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=180
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.gsk.com/media/6528/gsk_jpm_2021_final_12012021.pdf
https://www.biomedtracker.com/DrugReport.cfm?DrugID=27203
https://www.biomedtracker.com/IndicationReport.cfm?IndID=211
https://www.biomedtracker.com/EventDetail.cfm?EventID=401838


  

 

January 2021|48 

 

Event Type: Regulatory - PMA Supplemental Filing (Clinical Analysis) 

Trial Name: N/A 

Market Group: Oncology 

Lead Company: Guardant Health, Inc. (GH)  

Partner Companies: Amgen (AMGN) 

Merck KGaA (MKKGY) 

Mirati Therapeutics (MRTX) 

Phase: Approved 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 100% (Same As Avg.) 

Average Approval: 100% 

Analysis: 

Guardant Health announced that supplemental PMAs have been submitted for Guardant360 CDx to add 

amivantamab (Janssen) and sotorasib (Amgen) to the list of approved indications. 

 

Source: 

J.P. Morgan Healthcare Conference 01/11/2021 (GH, Slide 27) 

 

 

GW Pharmaceuticals plcs (GWPH) 
 

Nabiximols for Neuromuscular Spasm and Spasticity 

Event Date: 12/31/2020  

Event Type: Trial Announcement - Initiation (Clinical Analysis) 

Trial Name: Phase III - GWSP19066  

Market Group: Neurology 

Lead Company: GW Pharmaceuticals plc (GWPH)  

Partner Companies: Ipsen (IPSEY) 

Novartis (NVS) 

Almirall (ALM) 

Phase: III 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 52% (Same As Avg.) 

Average Approval: 52% 

Analysis: 

GW Pharmaceuticals lists that a Phase III, 3-week treatment period, placebo-controlled, cross-over study 

evaluating nabiximols in 52 patients was initiated in December 2020. The primary endpoint is muscle 

tone (LLMT-6). Data are anticipated in 2021. 

 

Source: 

https://www.biomedtracker.com/DrugDetail.cfm?RecID=38052
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=5633
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=30
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=255
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=257
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://s26.q4cdn.com/594050615/files/doc_presentations/2021/01/GH-JPM-2021-Investor-1.11.21-VFINAL.pdf
https://www.biomedtracker.com/DrugReport.cfm?DrugID=11042
https://www.biomedtracker.com/IndicationReport.cfm?IndID=701
https://www.biomedtracker.com/EventDetail.cfm?EventID=401817
https://www.biomedtracker.com/DrugDetail.cfm?RecID=13882
https://www.biomedtracker.com/trialdetail.cfm?trialid=58621
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=2079
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=220
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https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=774
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
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J.P. Morgan Healthcare Conference 01/12/2021 (GWPH, Slide 21) 

 
 

Idorsia Pharmaceuticals Ltd (SIX:IDIA) 
 

Daridorexant for Insomnia 

Event Date: 01/08/2021  

Event Type: Regulatory - NDA/BLA Filing (Clinical Analysis) 

Trial Name: N/A 

Market Group: Neurology 

Lead Company: Idorsia Pharmaceuticals Ltd (SIX:IDIA)  

Partner Companies: Mochida Pharmaceutical (4534)  

Phase: NDA/BLA 

Change to Likelihood of Approval: 31% 

Likelihood of Approval: 92% (9% Above Avg.) 

Average Approval: 83% 

Analysis: 

Idorsia Pharmaceuticals announced that the company submitted an NDA application to the U.S. Food 

and Drug Administration (FDA) for daridorexant for insomnia on January 8, 2021. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (Idorsia) 

 
 

Lucerastat for Fabry's Disease 

Event Date: 12/31/2020  

Event Type: Trial Announcement - Patient Enrollment Completed (Clinical Analysis) 

Trial Name: Phase III - MODIFY  

Market Group: Metabolic 

Lead Company: Idorsia Pharmaceuticals Ltd (SIX:IDIA)  

Partner Companies: N/A 

Phase: III 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 62% (Same As Avg.) 

Average Approval: 62% 

Analysis: 

Idorsia Pharmaceuticals announced that recruitment for the Phase III MODIFY clinical trial of lucerastat 

for Fabry's disease was completed in 2020. 

 

Source: 

https://www.gwpharm.com/sites/default/files/documents/GW%20JPM%202021.pdf
https://www.biomedtracker.com/DrugReport.cfm?DrugID=19305
https://www.biomedtracker.com/IndicationReport.cfm?IndID=291
https://www.biomedtracker.com/EventDetail.cfm?EventID=401780
https://www.biomedtracker.com/DrugDetail.cfm?RecID=25439
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https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
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https://www.biomedtracker.com/DrugReport.cfm?DrugID=22234
https://www.biomedtracker.com/IndicationReport.cfm?IndID=274
https://www.biomedtracker.com/EventDetail.cfm?EventID=401787
https://www.biomedtracker.com/DrugDetail.cfm?RecID=30091
https://www.biomedtracker.com/trialdetail.cfm?trialid=46348
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=7558
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https://www.biomedtracker.com/LoA.cfm


  

 

January 2021|50 

 

J.P. Morgan Healthcare Conference 01/12/2021 (Idorsia, Slide 25) 

 
 

Clazosentan for Hemorrhagic Stroke / Intracerebral Hemorrhage (ICH) 

Event Date: 12/31/2020  

Event Type: Trial Announcement - Trial Progressing (Clinical Analysis) 

Trial Name: Phase III - REACT (aSAH)  

Market Group: Neurology 

Lead Company: Idorsia Pharmaceuticals Ltd (SIX:IDIA)  

Partner Companies: Roche (RHHBY)  

Phase: III 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 53% (1% Above Avg.) 

Average Approval: 52% 

Analysis: 

Idorsia Pharmaceuticals announced that recruitment in the REACT clinical trial of clazosentan has been 

halfway completed. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (Idorsia, Slide 25) 

 
 

Insmed Incorporated (INSM) 
 

Arikayce for Respiratory Tract Infections (Excluding Pneumonia) (Antibacterial) 

Event Date: 01/12/2021  

Event Type: Progress Update - Product Launch (Europe) - Individual Country (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: 

https://www.idorsia.com/documents/com/fact-sheets-presentations/2021-idorsia-at-jpm.pdf
https://www.biomedtracker.com/DrugReport.cfm?DrugID=2322
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https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=149
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.idorsia.com/documents/com/fact-sheets-presentations/2021-idorsia-at-jpm.pdf
https://www.biomedtracker.com/DrugReport.cfm?DrugID=15043
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https://www.biomedtracker.com/EventDetail.cfm?EventID=401835
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Insimed announced the European launch of Arikayce is underway, with reimbursement achieved in 

Germany. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (INSM) 

 
 

iRhythm Technologies, Inc. (IRTC) 
 

Zio SR ECG Monitoring System for Hemodynamic/Vital Sign Monitoring 

Event Date: 01/01/2021  

Event Type: Reimbursement - Medicare/Payer (US) Decision - Positive (Clinical 

Analysis) 

Trial Name: N/A 

Market Group: Cardiovascular 

Lead Company: iRhythm Technologies, Inc. (IRTC)  

Partner Companies: N/A 

Phase: Approved 

Change to Likelihood of 

Approval: 

0% 

Likelihood of Approval: 100% (Same As Avg.) 

Average Approval: 100% 

Analysis: 

iRhythm announced that as of January 1, 2021, Zio XT is transitioned to category 1 CPT code per the 

Centers for Medicare and Medicaid Services (CMS), bringing the ability to bill for home enrollment 

service and implications for physical adoption and enhanced patient access. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (IRTC, Slide 9) 

 
 

Johnson & Johnson (JNJ) 
 

Aprocitentan for Hypertension (Systemic) 

Event Date: 01/12/2021  

Event Type: Trial Announcement - Trial Progressing (Clinical Analysis) 

Trial Name: Phase III - PRECISION  

Market Group: Cardiovascular 

Lead Company: Johnson & Johnson (JNJ)  

https://www.biomedtracker.com/DrugReport.cfm?DrugID=31538
https://www.biomedtracker.com/IndicationReport.cfm?IndID=3551
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Partner Companies: Idorsia (SIX:IDIA)  

Phase: III 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 47% (Same As Avg.) 

Average Approval: 47% 

Analysis: 

Idorsia Pharmaceuticals announced that recruitment in the Phase III PRECISION clinical trial of 

aprocitentan is nearing completion. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (Idorsia, Slide 25) 

 

 

Lizon Mabpharm, Inc. (000513:CH) 
 

V-01 for COVID-19 Prevention 

Event Date: 01/12/2021  

Event Type: Progress Update (Clinical Analysis) 

Trial Name: N/A 

Market Group: Infectious Disease 

Lead Company: Livzon Mabpharm, Inc. (000513:CH)  

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: 

Livzon Pharmaceutical currently lists V-01 in its pipeline as in preclinical development for the prevention 

or treatment of COVID-19. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (Livzon, Slide 8) 

 
 

Mirum Pharmaceuticals, Inc. (MIRM) 
 

Volixibat for Progressive Familial Intrahepatic Cholestasis (PFIC) 

Event Date: 01/12/2021  

Event Type: Trial Announcement (Clinical Analysis) 
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Trial Name: Phase IIa/IIb - OHANA 

Market Group: Metabolic 

Lead Company: Mirum Pharmaceuticals, Inc. (MIRM)  

Partner Companies: Takeda Pharmaceutical (TAK)  

Phase: Preclinical 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 0% (Same As Avg.) 

Average Approval: N/A 

Analysis: 

Mirum announced the trial design for the Phase IIa/IIb study (OHANA) of volixibat for the treatment of 

intrahepatic cholestasis of pregnancy. 

 

Phase IIa/IIb Trial Design 

The global study will enroll 260 patients with ICP diagnosis, with up to 30 patients in supplemental open-

label cohort. Inclusion criteria includes ages 18-45 years of age, viable singleton pregnancy. The trial is a 

double-blind 1:1:1 randomization, with arms of : Volixibat 80mg twice daily, Volixibat 20mg twice daily, 

or Placebo twice daily. 

 

The primary endpoint is change in sBA from Baseline vs. PBO. Secondary endpoints include safety/PK & 

tolerability, pruritus measures, assessment of adverse perinatal outcomes. Additional endpoints include 

serum markers of disease and pharmacodynamics, additional pruritus measures, additional perinatal 

outcomes, QoL measures. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (MIRM, Slide 31) 

 
 

ORIC Pharmaceuticals, Inc. (ORIC) 
 

ORIC-101 for Solid Tumors 

Event Date: 01/11/2021  

Event Type: Trial Announcement - Trial Progressing (Clinical Analysis) 

Trial Name: Phase Ib - w/Abraxane  

Market Group: Oncology 

Lead Company: ORIC Pharmaceuticals, Inc. (ORIC)  

Partner Companies: N/A 

Phase: I 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 6% (Same As Avg.) 

https://www.biomedtracker.com/trialdetail.cfm?trialid=61515
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=8863
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=826
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://ir.mirumpharma.com/static-files/4f2c1c9d-46c2-42f2-b049-3817988ca8b9
https://www.biomedtracker.com/DrugReport.cfm?DrugID=36446
https://www.biomedtracker.com/IndicationReport.cfm?IndID=197
https://www.biomedtracker.com/EventDetail.cfm?EventID=401865
https://www.biomedtracker.com/DrugDetail.cfm?RecID=50755
https://www.biomedtracker.com/trialdetail.cfm?trialid=52123
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=7932
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
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Average Approval: 6% 

Analysis: 

ORIC Pharmaceuticals announced the completion of the Part I dose escalation portion of the Phase Ib 

trial of ORIC-101 in combination with enzalutamide in metastatic prostate cancer, by identifying the 

provisional recommended Phase II dose (RP2D) that will be used in the Part II expansion portion of the 

trial. The selection of the provisional RP2D was based upon the totality of safety, pharmacokinetic, and 

pharmacodynamic data demonstrating a well-tolerated regimen that achieved ORIC-101 exposures 

leading to demonstrable target engagement and GR inhibition. The company expects to report interim 

safety, efficacy, and translational data from this trial in the second half of 2021. 

 

The Phase Ib trial of ORIC-101 in combination with nab-paclitaxel is now enrolling patients in the Part II 

dose expansion portion. In December 2020, the company announced the completion of the Part I dose 

escalation portion of ORIC-101 in combination with nab-paclitaxel in solid tumors, the selection of the 

RP2D, and the initiation of the dose expansion portion of the trial. The company expects to report 

interim safety, efficacy, and translational data from this trial in the first half of 2021. 

 

Phase Ib Study Design 

In the Part I dose escalation portion of the trial, patients were enrolled to evaluate daily dosing of ORIC-

101 with doses ranging from 80 to 240 mg, in combination with daily dosing of 160 mg of enzalutamide. 

In the Part II dose expansion portion of the trial, up to 48 patients are expected to be enrolled and 

treated at the RP2D of 240 mg of ORIC-101 and 160 mg of enzalutamide on a continuous daily dosing 

schedule. Patients will be enrolled independent of GR status, with retrospective analysis of GR 

expression and other potentially predictive biomarkers. 

 

For the Part II dose expansion portion of the trial, up to 132 patients are expected to be enrolled across 

four cohorts, including pancreatic ductal adenocarcinoma, ovarian cancer, triple negative breast cancer, 

and other advanced solid tumors. Patients in Part II of the trial will be treated at the RP2D of 160 mg of 

ORIC-101 continuous once daily dosing and 75 mg/m2 of nab-paclitaxel on days 1, 8, and 15 of a 28-day 

cycle, without requirement for prophylactic granulocyte colony-stimulating factor. Eligible patients must 

have previously progressed on a taxane-containing regimen and will be enrolled independent of 

baseline GR status, with retrospective analysis of GR expression and other potentially predictive 

biomarkers. 

 

Source: 

Press Release 01/11/2021 (ORIC) 

J.P. Morgan Healthcare Conference 

 
 

Revolution Medicines, Inc. (RVMD) 

https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/EventDetail.cfm?EventID=399783
https://investors.oricpharma.com/news-releases/news-release-details/oric-pharmaceuticals-provides-corporate-update-and-highlights
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RMC-5552 for Cancer 

Event Date: 01/12/2021  

Event Type: Regulatory - IND Filing (Clinical Analysis) 

Trial Name: N/A 

Market Group: Oncology 

Lead Company: Revolution Medicines, Inc. (RVMD)  

Partner Companies: N/A 

Phase: IND 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 0% (Same As Avg.) 

Average Approval: N/A 

Analysis: 

Revolution Medicines announced that the company has submitted their IND for RMC-5552. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (RVMD, Slide 29) 

 
 

RIBOMIC, Inc. (4591) 
 

RBM-007 for Wet Age-Related Macular Degeneration (Wet AMD) (Ophthalmology) 

Event Date: 01/12/2021  

Event Type: Trial Announcement - Trial Completed (Clinical Analysis) 

Trial Name: N/A 

Market Group: Ophthalmology 

Lead Company: RIBOMIC, Inc. (4591)  

Partner Companies: AJU Pharm 

Phase: II 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 24% (Same As Avg.) 

Average Approval: 24% 

Analysis: 

RIBOMIC announced the Company completed the Phase I/IIa SUSHI trial. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (RIBOMIC) 

 
 

https://www.biomedtracker.com/DrugReport.cfm?DrugID=37764
https://www.biomedtracker.com/IndicationReport.cfm?IndID=313
https://www.biomedtracker.com/EventDetail.cfm?EventID=401874
https://www.biomedtracker.com/DrugDetail.cfm?RecID=52662
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=8310
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/DrugReport.cfm?DrugID=41897
https://www.biomedtracker.com/IndicationReport.cfm?IndID=162
https://www.biomedtracker.com/EventDetail.cfm?EventID=401786
https://www.biomedtracker.com/DrugDetail.cfm?RecID=58852
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=10891
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=5330
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm


  

 

January 2021|56 

 

Roche Holding AG (RHHBY) 
 

RLY-1971 for Solid Tumors 

Event Date: 01/12/2021  

Event Type: Progress Update (Clinical Analysis) 

Trial Name: N/A 

Market Group: Oncology 

Lead Company: Roche Holding AG (RHHBY)  

Partner Companies: Relay Therapeutics (RLAY)  

Phase: I 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 6% (Same As Avg.) 

Average Approval: 6% 

Analysis: 

Relay announced that a Phase II KRAS G12C combo trial of RLY-1971 (SHP2) will start in 2021. Genentech 

will be leading the Phase II development and clinical trials. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (MRIM) 

 
 

Rongchang Pharmaceuticals, Ltd. 
 

Disitamab Vedotin for Gastric Cancer 

Event Date: 08/31/2020  

Event Type: Regulatory - Filing for Approval (Emerging Markets) (Clinical Analysis) 

Trial Name: N/A 

Market Group: Oncology 

Lead Company: Rongchang Pharmaceuticals, Ltd.  

Partner Companies: RemeGen (9995)  

Phase: Development Outside U.S. 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 0% (Same As Avg.) 

Average Approval: N/A 

Analysis: 

RemeGen has filed a new drug application (NDA) in China for Disitamab Vedotin for gastric cancer in 

August 2020 for conditional approval. 

 

Source: 

https://www.biomedtracker.com/DrugReport.cfm?DrugID=42786
https://www.biomedtracker.com/IndicationReport.cfm?IndID=197
https://www.biomedtracker.com/EventDetail.cfm?EventID=401879
https://www.biomedtracker.com/DrugDetail.cfm?RecID=60250
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=149
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=14000
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/DrugReport.cfm?DrugID=38934
https://www.biomedtracker.com/IndicationReport.cfm?IndID=223
https://www.biomedtracker.com/EventDetail.cfm?EventID=401795
https://www.biomedtracker.com/DrugDetail.cfm?RecID=56332
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=8678
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=24954
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
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J.P. Morgan Healthcare Conference 01/12/2021 (RemeGen, Slide 13) 

 
 

Telitacicept for Immunoglobulin A (IgA) Nephropathy (Berger's Disease) 

Event Date: 01/12/2021  

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

Trial Name: N/A 

Market Group: Renal 

Lead Company: Rongchang Pharmaceuticals, Ltd.  

Partner Companies: RemeGen (9995)  

Phase: IND 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 0% (Same As Avg.) 

Average Approval: N/A 

Analysis: 

RemeGen announced that a IND for a US Phase II study of Telitacicept for IgA Nephritis has been granted 

by the FDA. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (RemeGen, Slide 7) 

 
 

Telitacicept for Systemic Lupus Erythematosus (SLE) 

Event Date: 10/31/2019  

Event Type: Regulatory - Filing for Approval (Emerging Markets) (Clinical Analysis) 

Trial Name: N/A 

Market Group: Autoimmune/immunology 

Lead Company: Rongchang Pharmaceuticals, Ltd.  

Partner Companies: RemeGen (9995)  

Phase: III 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 59% (Same As Avg.) 

Average Approval: 59% 

Analysis: 

RemeGen has filed a new drug application (NDA) for Telitacicept for SLE in China in the fourth quarter of 

2019. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (RemeGen, Slide 7) 

 

https://www.biomedtracker.com/DrugReport.cfm?DrugID=41318
https://www.biomedtracker.com/IndicationReport.cfm?IndID=3628
https://www.biomedtracker.com/EventDetail.cfm?EventID=401789
https://www.biomedtracker.com/DrugDetail.cfm?RecID=62235
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=8678
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=24954
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/DrugReport.cfm?DrugID=41318
https://www.biomedtracker.com/IndicationReport.cfm?IndID=282
https://www.biomedtracker.com/EventDetail.cfm?EventID=401785
https://www.biomedtracker.com/DrugDetail.cfm?RecID=57993
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=8678
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=24954
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
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Disitamab Vedotin for Gastric Cancer 

Event Date: 01/12/2021  

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

Trial Name: N/A 

Market Group: Oncology 

Lead Company: Rongchang Pharmaceuticals, Ltd.  

Partner Companies: RemeGen (9995)  

Phase: IND 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 0% (Same As Avg.) 

Average Approval: N/A 

Analysis: 

RemeGen announced that a US Phase II IND for Disitamab Vedotin for gastric cancer has been granted. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (RemeGen, Slide 13) 

 
 

Disitamab Vedotin for Gastric Cancer 

Event Date: 01/12/2021  

Event Type: Regulatory - Fast Track Status (Clinical Analysis) 

Trial Name: N/A 

Market Group: Oncology 

Lead Company: Rongchang Pharmaceuticals, Ltd.  

Partner Companies: RemeGen (9995)  

Phase: IND 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 0% (Same As Avg.) 

Average Approval: N/A 

Analysis: 

RemeGen announced that it has received Fast Track and Orphan Drug designations for Disitamab 

Vedotin for gastric cancer from the FDA. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (RemeGen, Slide 13) 

 
 

Disitamab Vedotin for Gastric Cancer 

Event Date: 01/12/2021  

https://www.biomedtracker.com/DrugReport.cfm?DrugID=38934
https://www.biomedtracker.com/IndicationReport.cfm?IndID=223
https://www.biomedtracker.com/EventDetail.cfm?EventID=401797
https://www.biomedtracker.com/DrugDetail.cfm?RecID=56332
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=8678
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=24954
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/DrugReport.cfm?DrugID=38934
https://www.biomedtracker.com/IndicationReport.cfm?IndID=223
https://www.biomedtracker.com/EventDetail.cfm?EventID=401798
https://www.biomedtracker.com/DrugDetail.cfm?RecID=56332
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=8678
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=24954
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/DrugReport.cfm?DrugID=38934
https://www.biomedtracker.com/IndicationReport.cfm?IndID=223
https://www.biomedtracker.com/EventDetail.cfm?EventID=401799
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Event Type: Regulatory - Orphan Drug Designation (U.S.) (Clinical Analysis) 

Trial Name: N/A 

Market Group: Oncology 

Lead Company: Rongchang Pharmaceuticals, Ltd.  

Partner Companies: RemeGen (9995)  

Phase: IND 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 0% (Same As Avg.) 

Average Approval: N/A 

 

Analysis: 

RemeGen announced that it has received Fast Track and Orphan Drug designations for Disitamab 

Vedotin for gastric cancer from the FDA. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (RemeGen, Slide 13) 

 
 

SanBio Co., Ltd (4592) 
 

SB623 for Retinitis Pigmentosa (RP) (Ophthalmology) 

Event Date: 01/12/2021  

Event Type: Progress Update (Clinical Analysis) 

Trial Name: N/A 

Market Group: Ophthalmology 

Lead Company: SanBio Co., Ltd (4592)  

Partner Companies: N/A 

Phase: Preclinical 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 0% (Same As Avg.) 

Average Approval: N/A 

Analysis: 

SanBio lists SB623 in preclinical development for the treatment of Retinitis pigmentosa. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (SanBio, Slide 5) 

 
 

Vir Biotechnology, Inc. (VIR) 

https://www.biomedtracker.com/DrugDetail.cfm?RecID=56332
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=8678
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=24954
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/DrugReport.cfm?DrugID=17423
https://www.biomedtracker.com/IndicationReport.cfm?IndID=2875
https://www.biomedtracker.com/EventDetail.cfm?EventID=401860
https://www.biomedtracker.com/DrugDetail.cfm?RecID=40989
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=2936
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
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VIR-7832 for COVID-19 Treatment 

Event Date: 01/12/2021  

Event Type: Trial Announcement (Clinical Analysis) 

Trial Name: Phase Ib/IIa - AGILE (UK)  

Market Group: Infectious Disease 

Lead Company: Vir Biotechnology, Inc. (VIR)  

Partner Companies: GlaxoSmithKline (GSK)  

Phase: Development Outside U.S. 

Change to Likelihood of Approval: 0% 

Likelihood of Approval: 0% (Same As Avg.) 

Average Approval: N/A 

Analysis: 

Vir Biotechnology and GlaxoSmithKline announced an agreement with the U.K.-based AGILE initiative to 

evaluate VIR-7832 in patients with mild to moderate COVID-19 in a Phase Ib/IIa clinical trial. 

 

The AGILE trial platform, which will be the first to test VIR-7832 in humans, uses adaptable protocols 

and statistical models to enable the evaluation of candidate medicines for COVID-19 treatment. The 

initiative is a collaboration between the University of Liverpool, Liverpool School of Tropical Medicine, 

Liverpool University Hospitals NHS Foundation Trust, University of Southampton and Lancaster 

University and coordinated by the National Institute for Health Research Southampton Clinical Trials 

Unit across the UK Clinical Research Facility Network. The trial is due to begin in the first quarter of 

2021. 

 

Phase Ib/II AGILE Study Design 

AGILE is a randomized, controlled, multi-center, seamless, adaptive Phase Ib/IIa platform for the rapid 

evaluation of candidates of COVID-19 treatment in hospitalized patients and also in the community with 

early disease. The AGILE platform will assess VIR-7832 and VIR-7831 in adult outpatients with mild to 

moderate COVID-19 infection. The dose-escalation Phase Ib part of the study will evaluate the safety 

and tolerability of a single dose of VIR-7832 given by intravenous (IV) infusion and determine the dose 

for evaluation in the Phase IIa part of the study. A total of 24 study participants will be randomized 3:1 

to VIR-7832 or placebo. The Phase II part of the study will include three treatment arms: 50 patients 

randomized to VIR-7832, 50 patients to VIR-7831, and 25 patients to placebo. The co-primary endpoints 

are safety and virologic activity of VIR-7832 as assessed by a change in SARS-CoV-2 viral load from 

baseline to Day 8. The Phase II part of the study also will assess the T cell responses to SARS-CoV-2 of 

VIR-7832 and VIR-7831. The trial is being conducted at up to five sites in the UK. 

 

Source: 

https://www.biomedtracker.com/DrugReport.cfm?DrugID=42152
https://www.biomedtracker.com/IndicationReport.cfm?IndID=3651
https://www.biomedtracker.com/EventDetail.cfm?EventID=401843
https://www.biomedtracker.com/DrugDetail.cfm?RecID=59269
https://www.biomedtracker.com/trialdetail.cfm?trialid=61491
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=7908
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=180
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
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Press Release 01/12/2021 (VIR) 

J.P. Morgan Healthcare Conference 01/12/2021 (VIR, Slide 13) 

 
 

Y-mAbs Therapeutics Inc. (YMAB) 
 

GD2-SADA for Solid Tumors 

Event Date: 01/12/2021  

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: Preclinical 

Change to Likelihood of Approval: N/A 

Likelihood of Approval: 0% (Same As Avg.) 

Average Approval: N/A 

Analysis: 

Y-mAbs Therapeutics currently lists GD2-SADA for the treatment of GD2 positive solid tumor in 

preclinical development on its pipeline. 

 

Source: 

Company Website (YMAB, Pipeline) 

J.P. Morgan Healthcare Conference 01/12/2021 

 
 

B7-H3-SADA for Prostate Cancer 

Event Date: 01/12/2021  

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: Preclinical 

Change to Likelihood of Approval: N/A 

Likelihood of Approval: 0% (Same As Avg.) 

Average Approval: N/A 

Analysis: 

https://investors.vir.bio/news-releases/news-release-details/vir-biotechnology-and-gsk-announce-nhs-supported-agile-study
https://investors.vir.bio/static-files/80e503c2-6d70-48f8-85ed-b96f556c35ec
https://www.biomedtracker.com/DrugReport.cfm?DrugID=44082
https://www.biomedtracker.com/IndicationReport.cfm?IndID=197
https://www.biomedtracker.com/EventDetail.cfm?EventID=401846
https://www.biomedtracker.com/DrugDetail.cfm?RecID=62242
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=6807
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://ymabs.com/research-development/pipeline/
https://www.biomedtracker.com/DrugReport.cfm?DrugID=44085
https://www.biomedtracker.com/IndicationReport.cfm?IndID=215
https://www.biomedtracker.com/EventDetail.cfm?EventID=401847
https://www.biomedtracker.com/DrugDetail.cfm?RecID=62245
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=6807
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
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Y-mAbs Therapeutics currently lists B7-H3-SADA for the treatment of prostate cancer in preclinical 

development on its pipeline. 

 

Source: 

Company Website (YMAB, Pipeline) 

J.P. Morgan Healthcare Conference 01/12/2021 

 
 

GPA33-SADA for Colorectal Cancer (CRC) 

Event Date: 01/12/2021  

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: Preclinical 

Change to Likelihood of Approval: N/A 

Likelihood of Approval: 0% (Same As Avg.) 

Average Approval: N/A 

Analysis: 

Y-mAbs Therapeutics currently lists GPA33-SADA for the treatment of colon therapeutic in preclinical 

development on its pipeline. 

 

Source: 

Company Website (YMAB, Pipeline) 

J.P. Morgan Healthcare Conference 01/12/2021 

 
 

HER2-SADA for Breast Cancer 

Event Date: 01/12/2021  

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: Preclinical 

Change to Likelihood of Approval: N/A 

Likelihood of Approval: 0% (Same As Avg.) 

Average Approval: N/A 

Analysis: 

https://ymabs.com/research-development/pipeline/
https://www.biomedtracker.com/DrugReport.cfm?DrugID=44083
https://www.biomedtracker.com/IndicationReport.cfm?IndID=213
https://www.biomedtracker.com/EventDetail.cfm?EventID=401848
https://www.biomedtracker.com/DrugDetail.cfm?RecID=62243
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=6807
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
https://ymabs.com/research-development/pipeline/
https://www.biomedtracker.com/DrugReport.cfm?DrugID=44084
https://www.biomedtracker.com/IndicationReport.cfm?IndID=214
https://www.biomedtracker.com/EventDetail.cfm?EventID=401849
https://www.biomedtracker.com/DrugDetail.cfm?RecID=62244
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=6807
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
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Y-mAbs Therapeutics currently lists HER2-SADA for the treatment of breast cancer in preclinical 

development on its pipeline. 

 

Source: 

Company Website (YMAB, Pipeline) 

J.P. Morgan Healthcare Conference 01/12/2021 (YMAB) 

 
 

177Lu-omburtamab-DTPA for Brain Cancer (Malignant Glioma; AA and glioblastoma (GBM)) 

Event Date: 12/31/2020  

Event Type: Trial Announcement - Initiation (Clinical Analysis) 

Trial Name: Phase I/II - 301 (Children) , Phase I/II - 302 (B7-H3 Positive) 

Market Group: Oncology 

Lead Company: Y-mAbs Therapeutics Inc. (YMAB)  

Partner Companies: N/A 

Phase: II 

Change to Likelihood of Approval: 10% 

Likelihood of Approval: 10% (Same As Avg.) 

Average Approval: 10% 

Analysis: 

Y-mAbs Therapeutics announced that the Phase I/II Study 301 and Phase I/II Study 302 of 177Lu-

omburtamab-DTPA were initiated in the fourth quarter of 2020. 

 

Source: 

J.P. Morgan Healthcare Conference 01/12/2021 (YMAB, Slide 19) 

 
 

https://ymabs.com/research-development/pipeline/
https://www.biomedtracker.com/DrugReport.cfm?DrugID=39986
https://www.biomedtracker.com/IndicationReport.cfm?IndID=228
https://www.biomedtracker.com/EventDetail.cfm?EventID=401859
https://www.biomedtracker.com/DrugDetail.cfm?RecID=60323
https://www.biomedtracker.com/trialdetail.cfm?trialid=58651
https://www.biomedtracker.com/trialdetail.cfm?trialid=60169
https://www.biomedtracker.com/CompanyReport.cfm?CompanyID=6807
https://www.biomedtracker.com/AESSearchResults.cfm
https://www.biomedtracker.com/LoA.cfm
https://www.biomedtracker.com/LoA.cfm
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01/01/2022-12/31/2022 AbbVie Inc. ABBV Rinvoq Axial Spondyloarthritis NDA
Trial Data - Top-Line 

Results

Phase III SELECT AXIS 2 - Top-

Line Results

AbbVie announced data from the Phase III SELECT AXIS 2 

study of Rinvoq for Axial SpA is expected in 2022.

01/12/2021-12/31/2021 AbbVie Inc. ABBV Imbruvica

Chronic Lymphocytic Leukemia 

(CLL)/Small Cell Lymphocytic 

Lymphoma (SLL) - NHL

Approved
Regulatory - sNDA/sBLA 

Filing
sNDA Filing

AbbVie announced a regulatory submission for Imbruvica 

and Venclexta first line CLL is expected in 2021.

01/12/2021-12/31/2021 AbbVie Inc. ABBV Imbruvica

Chronic Lymphocytic Leukemia 

(CLL)/Small Cell Lymphocytic 

Lymphoma (SLL) - NHL

Approved
Trial Data - Top-Line 

Results

Phase III GLOW - Top-Line 

Results

AbbVie announced the company expects data readout from 

the Phase III GLOW study of Imbruvica and Venclexta for 

CLL in 2021.

01/12/2021-12/31/2021 AbbVie Inc. ABBV Rinvoq Crohn's Disease III
Trial Data - Top-Line 

Results

Phase III Induction - Top-Line 

Results

AbbVie announced data readout for the Phase III induction 

study of Rinvoq for CD is expected in 2021.

01/01/2022-12/31/2022 AbbVie Inc. ABBV Rinvoq Crohn's Disease III
Regulatory - NDA/BLA 

Filing
NDA Filing

AbbVie expects regulatory submissions for Rinvoq for CD in 

2022.

01/01/2022-12/31/2022 AbbVie Inc. ABBV Rinvoq Crohn's Disease III
Trial Data - Top-Line 

Results

Phase III Maintenance - Top-

Line Results

AbbVie expects data from the Phase III maintenance study 

of Rinvoq for CD in 2022.

01/01/2022-12/31/2022 AbbVie Inc. ABBV ABBV-744 Hematologic Cancer I
Trial Data - Top-Line 

Results
Phase I - Top-Line Results

AbbVie expects data from the Phase I study of ABBV-744 for 

CPRC/AML in 2022.

01/12/2021-12/31/2021 AbbVie Inc. ABBV Imbruvica Mantle Cell Lymphoma - NHL Approved
Regulatory - sNDA/sBLA 

Filing
sNDA Filing

AbbVie announced the company plans a regulatory 

submission for Imbruvica in first line MCL during 2021.

01/01/2022-12/31/2022 AbbVie Inc. ABBV Imbruvica Mantle Cell Lymphoma - NHL Approved
Regulatory - sNDA/sBLA 

Filing
sNDA FIling - R/R MCL

AbbVie expects regulatory submissions for Imbruvica in 

combination with Venclexta for R/R MCL in 2022.

01/01/2022-12/31/2022 AbbVie Inc. ABBV Imbruvica
Marginal Zone Lymphoma - 

NHL
Approved

Regulatory - sNDA/sBLA 

Filing
sNDA Filing - r/r FL/MZL

AbbVie announced the company expects regulatory 

submissions for Imbruvica for r/r FL/MZL (Phase III SELENE) 

in 2022.

01/01/2022-12/31/2022 AbbVie Inc. ABBV ABBV-467 Multiple Myeloma (MM) I
Trial Data - Top-Line 

Results
Phase I - Top-Line Results

AbbVie expects readout from the Phase I study of ABBV-467 

for MM in 2022.

01/12/2021-12/31/2021 AbbVie Inc. ABBV Navitoclax Myelofibrosis (MF) II
Trial Data - Updated 

Results
Phase II - Updated Results

AbbVie announced the company expects readout from the 

Phase II trial of navitoclax for MF in 2021.

01/01/2022-12/31/2022 AbbVie Inc. ABBV Navitoclax Myelofibrosis (MF) II
Regulatory - sNDA/sBLA 

Filing
sNDA Filing - 1L and R/R MF

AbbVie plans a regulatory submission for navitoclax for the 

treatment of 1L and R/R myelofibrosis (MF) in 2022.

01/12/2021-12/31/2021 AbbVie Inc. ABBV ABBV-951 Parkinson's Disease (PD) III
Regulatory - NDA/BLA 

Filing
NDA Filing

AbbVie announced a regulatory submission for ABBV-951 

for PD is expected in 2021.

01/12/2021-12/31/2021 AbbVie Inc. ABBV ABBV-011 Small Cell Lung Cancer (SCLC) I
Trial Data - Top-Line 

Results
Phase I - Top-Line Results

AbbVie announced the company expects data from the 

Phase I study of ABBV-011 for SCLC in 2021.

01/12/2021-12/31/2021 AbbVie Inc. ABBV ABBV-151 Solid Tumors I
Trial Data - Top-Line 

Results
Phase I - Top-Line Results

AbbVie announced the company to release data from the 

Phase I study of ABBV-151 for solid tumors in 2021.

Now-12/31/2021 Akcea Therapeutics, Inc. AKCA AKCEA-APOCIII-LRx

Familial Chylomicronemia 

Syndrome (FCS)/Lipoprotein 

Lipase Deficiency (LPLD)

III
Trial Announcement - 

Initiation
Phase III - Clinical Trial to Start

Ionis Pharmaceuticals announced that the company plans 

to initiate a second Phase III study of IONIS-APOCIII-LRx in 

broader indications in 2021.

07/01/2021-12/31/2021
Alexion Pharmaceuticals 

Inc.
ALXN Ultomiris Myasthenia Gravis (MG) III

Regulatory - sNDA/sBLA 

Filing
sBLA Filing (gMG)

Alexion announced that they anticipate filing an sBLA for 

the treatment of generalized myasthenia gravis in the 

second half of 2021.

01/12/2021-03/31/2021
Alexion Pharmaceuticals 

Inc.
ALXN ALXN1820 Undisclosed IND

Trial Announcement - 

Initiation
Phase I - HV - Trial Initiation

Alexion expects to initiate the Phase I - HV study for 

ALXN1820 during the first quarter of 2021

04/01/2021-06/30/2021
Alexion Pharmaceuticals 

Inc.
ALXN ALXN1850 Undisclosed IND

Trial Announcement - 

Initiation

Phase I - Healthy Volunteers - 

Trial Initiation

Alexion expects to initiate the Phase I - Healthy Volunteers 

study for ALXN1850 during the second quarter of 2021.

01/01/2022-12/31/2022 Allergan plc AGN Vraylar
Major Depressive Disorder 

(MDD)
III

Regulatory - NDA/BLA 

Filing
NDA Filing

AbbVie expects regulatory submissions for Vraylar for 

aMDD in 2022.

01/12/2021-12/31/2021 Allergan plc AGN
AGN-199201/AGN-

190584

Refractive Errors 

(Ophthalmology)
II

Regulatory - NDA/BLA 

Filing
NDA Filing

AbbVie announced a regulatory submission for AGN-

190584 for presbyopia is expected in 2021.

Now-06/30/2021
Alnylam Pharmaceuticals 

Inc.
ALNY ALN-HBV02

Hepatitis B (HBV) Treatment 

(Antiviral)
II

Trial Announcement - 

Initiation
Phase II w/BRII-179 to Start

Vir Biotechnology expects to start a Phase II study of VIR-

2218 in combination with BRII-179 for HBV in the first half 

of 2021.

Now-06/30/2021
Alnylam Pharmaceuticals 

Inc.
ALNY ALN-HBV02

Hepatitis B (HBV) Treatment 

(Antiviral)
II

Trial Data - Updated 

Results

Phase I/II - One-Year 

Durability Results

Vir expects to have Phase II one year response durability 

data from VIR-2218 for HBV in the first half of 2021.

01/12/2021-12/31/2021
Alnylam Pharmaceuticals 

Inc.
ALNY ALN-HBV02

Hepatitis B (HBV) Treatment 

(Antiviral)
II

Trial Announcement - 

Initiation

Phase II - w/GS-9688 + 

Nivolumab to Start

Gilead and Vir Biotechnology plan to start a Phase II trial 

evaluating combination therapy for both treatment-

experienced and treatment-naïve people living with HBV. 

The multi-arm trial will evaluate different combinations of 

selgantolimod Gilead’s investigational TLR-8 agonist; VIR-

2218 Vir’s investigational small interfering ribonucleic acid 

(siRNA); and a commercially-sourced marketed PD-1 

antagonist (Nivolumab). The study is expected to start in 

2021.

01/01/2022-03/31/2022 ALX Oncology, Inc. ALXO ALX148
Acute Myelogenous Leukemia 

(AML)
Preclinical

Trial Data - Top-Line 

Results

Phase I ASPEN-05 - Top-Line 

Results

ALX Oncology plans to announce data from the Phase I 

clinical trial evaluating ALX148 in combination with 

standard of care in acute myeloid leukemia (AML) patients 

in the first quarter of 2022.

01/12/2021-04/30/2020 Amarin Corporation plc AMRN Vascepa Cardiovascular Disease Approved

Regulatory - Filing for 

Approval (Emerging 

Markets)

China - Filing for Approval

Amarine announced that a Phase III clinical study of 

VASCEPA wassuccessfully completed in 2020 a 

regulatorysubmission is targeted for early 2021.

01/01/2022-12/31/2022 Annexon, Inc. ANNX ANX-009 Autoimmune Disorders I
Trial Data - Top-Line 

Results
Phase II - Top-Line Results

Annexon Biosciences anticipates Phase II data of ANX-009 

in autoimmune indications in 2022.

01/12/2021-12/31/2021
Apellis Pharmaceuticals, 

Inc.
APLS Pegcetacoplan

Amyotrophic Lateral Sclerosis 

(ALS)
II

Trial Announcement - 

Patient Enrollment 

Completed

Phase II MERIDIAN - Patient 

Enrollment Complete

Apellis plans on completing enrollment of the Phase II 

MERIDIAN study by the end of 2021.

01/12/2021-06/30/2021
Apellis Pharmaceuticals, 

Inc.
APLS APL-9 COVID-19 Treatment I/II

Trial Data - Updated 

Results

Phase I/II APL9-COV-201 - 

Updated Results

Apellis announced data from the Phase I/II COVID-19study 

of APL-9 is expected in the first half of 2021.

04/01/2021-06/30/2021 Aprea Therapeutics, Inc. APRE Eprenetapopt
Acute Myelogenous Leukemia 

(AML)
II

Trial Data - Top-Line 

Results

Phase II Post-Transplant - Top-

Line Results

Aprea Therapeutics expects 1-year RFS primary endpoint 

readout in 2Q 2021 for the Phase II Post-Transplant 

Maintenance in TP53 mutant AML trial.

06/01/2021-07/31/2021 Aprea Therapeutics, Inc. APRE Eprenetapopt
Acute Myelogenous Leukemia 

(AML)
II

Trial Announcement - 

Patient Enrollment 

Completed

Patient Enrollment Completed
Aprea Therapeutics expects to complete enrollment for the 

Phase II 1L TP53 Mutant AML trial by mid-2021.

Now-06/30/2021 Aprea Therapeutics, Inc. APRE Eprenetapopt
Myelodysplastic Syndrome 

(MDS)
III

Regulatory - Meeting 

with FDA
Meeting with FDA

Aprea Therapeutics anticipates a meeting with FDA in the 

first half of 2021 to discuss top-line results of the Phase III 

clinical trial evaluating the safety and efficacy of 

eprenetapopt with azacitidine (AZA) versus AZA alone in 

TP53 mutant myelodysplastic syndromes (MDS)..
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04/01/2021-06/30/2021 Aprea Therapeutics, Inc. APRE Eprenetapopt
Myelodysplastic Syndrome 

(MDS)
III

Trial Data - Top-Line 

Results

Phase II Post-Transplant - Top-

Line Results

Aprea Therapeutics expects 1-year RFS primary endpoint 

readout in 2Q 2021 for the Phase II Post-Transplant 

Maintenance in TP53 mutant MDT trial.

07/01/2021-12/31/2021 Aprea Therapeutics, Inc. APRE Eprenetapopt
Non-Hodgkin's Lymphoma 

(NHL)
I/II

Trial Data - Top-Line 

Results

Phase I/II -RR Study - Top-Line 

Results

Preliminary tolerability and efficacy data for the Phase 1 

Trial in TP53 mutant R/R CLL and MCL is anticipated in the 

second half of 2021.

07/01/2021-12/31/2021 Aprea Therapeutics, Inc. APRE Eprenetapopt Solid Tumors I/II
Trial Data - Top-Line 

Results
Phase I/II -w/pembrolizumab

Preliminary tolerability and efficacy data for the Phase 1/2 

Solid Tumor trial  Eprenetapopt + pembrolizumab are 

anticipated in the second half of 2021.

05/15/2021-06/15/2021
Becton, Dickinson and 

Company
BDX Alaris Infusion System Drug Delivery Technology Approved Regulatory - 510(k) Filing 510(k) Filing

BD announced that the company is on track for 510(k) 

submission of Alaris during late second and early third 

quarter of 2021.

01/12/2021-12/31/2021 BeiGene, Ltd. BGNE Lifirafenib Solid Tumors I
Trial Data - Top-Line 

Results

 Phase Ib/II w/Mirdametinib - 

Top-line Results

SpringWorks Therapeutics announced initial Phase Ib/II 

mirdametinib + lifirafenib datawith BeiGene is expected in 

2021.

07/01/2021-12/31/2021 Biogen, Inc. BIIB IONIS-MAPTRx Alzheimer's Disease (AD) I/II
Trial Data - Top-Line 

Results

Phase I/IIa MAD - Topline 

Results

Ionis Pharmaceuticals announced that the company expects 

a data readout of the Phase I/II clinical trial of IONIS-

MAPTRx in the second half of 2021.

01/01/2022-06/30/2022
Black Diamond 

Therapeutics, Inc.
BDTX BDTX-1535

Brain Cancer (Malignant 

Glioma; AA and glioblastoma 

(GBM))

Preclinical Regulatory - IND Filing IND Filing
Black Diamond announced an IND filing for BDTX-1535 for 

glioblastoma is expected in the first half of 2022.

01/12/2021-12/31/2021
Boston Scientific 

Corporation
BSX

POLARx Cardiac 

Cryoablation System
Atrial Fibrillation/Flutter IDE

Trial Announcement - 

Patient Enrollment 

Completed

IDE FROZEN - AF - Trial 

Completion

Boston Scientific expects to complete patient enrollment in 

this trial in 2021.

01/12/2021-12/31/2021
Boston Scientific 

Corporation
BSX Millipede IRIS Cardiac Valve Surgery

Development 

Outside U.S.

Trial Announcement - 

Initiation

Trial Initiation - Early 

Feasibility Study 

Boston Scientific announced that an early feasibility study is 

expected to begin in the first half of 2021.

01/12/2021-12/31/2021
Boston Scientific 

Corporation
BSX

EMPOWER Modular 

Pacing System

Ventricular Tachycardia or 

Fibrillation
IDE

Trial Announcement - 

Initiation
IDE - Trial Initiation

Boston Scientific announced that the First-In-Human study 

is expected to begin in 2021.

10/01/2021-12/31/2021
Bristol Myers Squibb 

Company
BMY CC-223

Diffuse Large B-Cell Lymphoma 

(DLBCL) - NHL
I

Trial Announcement - 

Initiation

Phase I/II - MATCH - Trial to 

Start

Antengene expects to begin the Phase I/II MATCH study of 

ATG-008 in combination with ATG-010 in the fourth quarter 

of 2021.

01/12/2021-12/31/2021 Clovis Oncology, Inc. CLVS Lucitanib Solid Tumors I/II
Trial Data - Updated 

Results

Phase Ib/II LIO-1 - Updated 

Results at Medical Meeting

Clovis expects to disclosure updated interim data from the 

Phase Ib/II LIO-1 study of lucitanib at a 2021 medical 

meeting most likely at either ASCO or ESMO 2021 meeting.

01/01/2022-04/30/2022 Denali Therapeutics Inc. DNLI DNL310
Mucopolysaccharidosis II (MPS 

II; Hunter Syndrome)
I/II

Trial Data - Updated 

Results

Phase I/II - Updated Results 

(24-week - Cohort A+B)

Denali announced the company expects 24-week data from 

Cohort A+B of Phase I/II of DNL310 for Hunter Syndrome in 

early 2022.

03/08/2021-03/14/2021 Eli Lilly and Company LLY LY3002813 Alzheimer's Disease (AD) II
Trial Data - Updated 

Results

Phase II - Updated Results at 

ADPD

Eli Lilly announced that the company expects to present 

data for the Phase II TRAILBLAZER-ALZ study of  donanemab 

in patients with Alzheimer's Disease at the International 

Conference on Alzheimer's and Parkinson's Diseases and 

Related Neurological Disorders on the week of March 9 

2020.

01/01/2023-12/31/2024 Eli Lilly and Company LLY LY3002813 Alzheimer's Disease (AD) II
Trial Announcement - 

Initiation
Pivotal Study - Trial to Start

Eli Lilly announced that a second pivotal study is expected 

between 2023 and 2024.

01/12/2021-06/30/2021
GeneTx Biotherapeutics 

LLC
GTX-102 (GeneTx) Angelman Syndrome I/II

Trial Announcement - 

Resume Trial

Phase I/II KIK-AS (Pediatric) - 

Trial Resumption 

Ultragenyx plans to resume the Phase I/II study of GTX-102 

for the treatment of Angelman Syndrome in the first half of 

2021.

01/12/2021-12/31/2021 Gilead Sciences, Inc. GILD GS-9688
Hepatitis B (HBV) Treatment 

(Antiviral)
II

Trial Announcement - 

Initiation

Phase II w/VIR-2218 + 

Nivolumab to Start

Gilead and Vir Biotechnology plan to start a Phase II trial 

evaluating combination therapy for both treatment-

experienced and treatment-naïve people living with HBV. 

The multi-arm trial will evaluate different combinations of 

selgantolimod Gilead’s investigational TLR-8 agonist; VIR-

2218 Vir’s investigational small interfering ribonucleic acid 

(siRNA); and a commercially-sourced marketed PD-1 

antagonist (Nivolumab). The study is expected to start in 

2021.

01/12/2021-03/31/2021 GlaxoSmithKline plc GSK GSK3511294 Asthma I
Trial Announcement - 

Initiation
Phase III Study to Start

GSK announced that a Pivotal Phase III study will start in 1Q 

2021.

01/01/2024-12/31/2024 GlaxoSmithKline plc GSK GSK3511294 Asthma I
Trial Data - Top-Line 

Results
Phase III Top Line Results 

GSK announced that a Pivotal Phase III study will start in 1Q 

2021. Initial results are expected in 2024.

01/01/2022-12/31/2022 GlaxoSmithKline plc GSK SRF813 Cancer Preclinical
Trial Announcement - 

Initiation
Phase I Study to Start

GlaxoSmithKline announced that a Phase I study for SRF813 

will begin in 2022.

01/12/2021-06/30/2021 GlaxoSmithKline plc GSK GSK3359609 Head and Neck Cancer II/III
Trial Data - Top-Line 

Results

Phase II/III - INDUCE 3 Top 

Line Results 

GlaxoSmithKline anticipates announcing an interim analysis 

of Phase II/III INDUCE-3 in 1H 2021 to ungate Phase III.

01/01/2024-12/31/2024 GlaxoSmithKline plc GSK GSK3359609 Head and Neck Cancer II/III
Trial Data - Top-Line 

Results

Phase II/III - INDUCE 4 Top 

Line Results 

GlaxoSmithKline announced that data from the ongoing 

Phase II/III INDUCE-4 study  (combo withpembrolizumab 

and chemo) is expected in 2024.

01/01/2022-12/31/2023 GlaxoSmithKline plc GSK Blenrep Multiple Myeloma (MM) Approved
Trial Data - Top-Line 

Results

Phase III DREAMM-8 - Top-

Line Results

GlaxoSmithKline anticipates data in from the Phase III 

DREAMM-8 combo trial of Blenrep in 2022-2023.

07/01/2021-12/31/2021 GlaxoSmithKline plc GSK Zejula Ovarian Cancer Approved
Trial Data - Top-Line 

Results

Phase III PRIMA Top Line 

Results

Zai Labs anticipates releasing topline results of the PRIME 

study in the second half of 2021.

07/01/2022-12/31/2022 GlaxoSmithKline plc GSK GSK3844766A
Respiratory Syncytial Virus 

(RSV) Prevention
I/II

Trial Data - Top-Line 

Results
Phase I/II - Top Line Data

GlaxoSmithKline announced that initial data is expected in 

the second half of 2022.

10/01/2021-12/31/2021
Global Blood 

Therapeutics, Inc.
GBT GBT601 Sickle Cell Anemia Preclinical

Trial Data - Top-Line 

Results
Phase I - Top-Line Results

GBT announced the company expects POC data from the 

Phase I study of GBT 601 by the end of 2021.

Now-06/30/2021 Guardant Health, Inc. GH Guardant360
Non-Small Cell Lung Cancer 

(NSCLC)
Approved Regulatory - Other PMDA Submission (Japan)

Guardant Health anticipates filing for approval with the 

PMDA (Japan) for Guardant360 in the first half of 2021.

Now-07/31/2021 Guardant Health, Inc. GH Guardant360
Non-Small Cell Lung Cancer 

(NSCLC)
Approved

Regulatory - PMA 

Supplemental Approval 

Decision

PMA Supplemental Approval 

Decision - Amivantamab 

(Janssen)

Guardant Health announced that supplemental PMAs have 

been submitted for Guardant360 CDx to add amivantamab 

(Janssen) and sotorasib (Amgen) to the list of approved 

indications. We await an update for the supplemental 

approval to add amivantamab (Janssen) in the time frame 

above.

Now-07/31/2021 Guardant Health, Inc. GH Guardant360
Non-Small Cell Lung Cancer 

(NSCLC)
Approved

Regulatory - PMA 

Supplemental Approval 

Decision

PMA Supplemental Approval 

Decision - Sotorasib (Amgen)

Guardant Health announced that supplemental PMAs have 

been submitted for Guardant360 CDx to add amivantamab 

(Janssen) and sotorasib (Amgen) to the list of approved 

indications. We await an update for the supplemental 

approval to add sotorasib (Amgen) in the time frame above.

01/12/2021-12/31/2021 GW Pharmaceuticals plc GWPH Nabiximols
Neuromuscular Spasm and 

Spasticity
III

Trial Data - Top-Line 

Results

Phase III GWSP19066 - Top-

Line Results

GW Pharmaceuticals lists that a Phase III 3-week treatment 

period placebo-controlled cross-over study evaluating 

nabiximols in 52 patients was initiated in December 2020. 

The primary endpoint is muscle tone (LLMT-6). Data are 

anticipated in 2021.
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01/01/2022-12/31/2022 GW Pharmaceuticals plc GWPH Nabiximols
Neuromuscular Spasm and 

Spasticity
III

Trial Data - Top-Line 

Results

Phase III MT2 - Top-Line 

Results

GW Pharmaceuticals expects data from the Phase III 3-week 

treatment period placebo-controlled cross-over muscle 

tone study of nabiximols in 190 participants in 2022.

01/12/2021-12/31/2022 GW Pharmaceuticals plc GWPH Nabiximols
Neuromuscular Spasm and 

Spasticity
III

Trial Data - Top-Line 

Results

Phase III MT (Responders) - 

Top-Line Results

GW Pharmaceuticals expects data readout from the Phase 

III pre-post dose in prescribed responders placebo-

controlled cross-over muscle tone study of nabiximols in 36 

patients in 2021/2022.

01/01/2022-12/31/2022 GW Pharmaceuticals plc GWPH Nabiximols
Neuromuscular Spasm and 

Spasticity
III

Trial Data - Top-Line 

Results
Phase III SF1 - Top-Line Results

GW Pharmaceuticals expects data readout from the Phase 

III double-blind parallel placebo controlled 12-week 

treatment period spasm frequency study of nabiximols in 

446 patients in 2022.

01/01/2022-12/31/2023 GW Pharmaceuticals plc GWPH Nabiximols
Neuromuscular Spasm and 

Spasticity
III

Trial Data - Top-Line 

Results

Phase III SF (Responders) - Top-

Line Results

GW Pharmaceuticals expects data readout from a Phase III 

two part double-blind parallel placebo-controlled 

randomized spasm frequency study in 227 patients in 

2022/2023.

Now-06/30/2021 Horizon Therapeutics plc HZNP Krystexxa Gout Approved
Trial Announcement - 

Initiation

Phase II w/methotrexate 

(Retreatment) - Clinical Trial to 

Start

Horizon Therapeutics announced that the company plans to 

initiate a clinical trial evaluating Krystexxa with 

methotrexate inpatients who have previously failed 

Krystexxa during the first half of 2021.

Now-06/30/2021 Horizon Therapeutics plc HZNP Krystexxa Gout Approved
Trial Announcement - 

Initiation

Phase II w/methotrexate 

(Monthly Dosing) - Clinical 

Trial to Start

Horizon Therapeutics announced that the company plans to 

initiate a clinical trial evaluating a monthly dosing regimen 

of Krystexxa with methotrexate to treat people with 

uncontrolled gout in the first half of 2021.

01/01/2022-06/30/2022
Idorsia Pharmaceuticals 

Ltd
SIX: IDIA clazosentan

Hemorrhagic Stroke / 

Intracerebral Hemorrhage (ICH)
III

Progress Update - 

Product Launch (Japan)
Product Launch (Japan)

Idorsia Pharmaceuticals announced that the company 

expects the approval and commercial launch of clazosentan 

in Japan in the first half of 2022.

07/01/2022-12/31/2022
Idorsia Pharmaceuticals 

Ltd
SIX: IDIA clazosentan

Hemorrhagic Stroke / 

Intracerebral Hemorrhage (ICH)
III

Trial Data - Top-Line 

Results

Phase III REACT (aSAH) - 

Topline Results

Idorsia Pharmaceuticals announced that the company 

anticipates a data readout of the Phase III REACT clinical 

trial of clazosentan in the second half of 2022.

Now-12/31/2021
Idorsia Pharmaceuticals 

Ltd
SIX: IDIA Daridorexant Insomnia NDA

Regulatory - MAA 

Submission (Europe)
MAA Submission

Idorsia Pharmaceuticals announced that the company 

anticipates filing an MAA application with the European 

Medicines Agency (EMA) for daridorexant for insomnia in 

the first half of 2021.

1/7/2022
Idorsia Pharmaceuticals 

Ltd
SIX: IDIA Daridorexant Insomnia NDA

Regulatory - 

PDUFA/Approval Decision 

(US)

PDUFA for NDA - First Review

Idorsia Pharmaceuticals announced that the company 

submitted an NDA application to the U.S. Food and Drug 

Administration (FDA) for daridorexant for insomnia on 

January 8 2021. Based on a standard 12-month original 

NME filing under PDUFA VI guidelines the PDUFA decision 

should occur on January 8 2022. As this date falls on a 

weekend we expect the PDUFA decision on the Friday 

before.

02/15/2021-02/28/2021
Idorsia Pharmaceuticals 

Ltd
SIX: IDIA Cenerimod

Systemic Lupus Erythematosus 

(SLE)
II

Trial Announcement - 

Patient Enrollment 

Completed

Phase IIb CARE - Patient 

Enrollment Completion

Idorsia Pharmaceuticals announced that recruitment in the 

CARE clinical trial of cenerimod is anticipated to be 

completed by end of February 2021.

03/20/2021-03/23/2021 Insulet Corporation PODD Omnipod 5 Diabetes Mellitus, Type I IDE
Trial Data - Top-Line 

Results

Horizon Pivotal Data at ENDO 

2021

Insulet announced that pivotal data from Omnipod 5 is 

expected to be presented at Endo 2021 meeting in March 

2020.

01/12/2021-12/31/2021 Insulet Corporation PODD Omnipod 5 Diabetes Mellitus, Type I IDE
Trial Announcement - 

Initiation

HypoProtect Use in Exercise 

Study to Start

Insulet announced that a HypoProtect use in exercise study 

of Omnipod 5 is expected to start in 2021.

01/12/2021-12/31/2021 Insulet Corporation PODD Omnipod 5 Diabetes Mellitus, Type I IDE
Trial Announcement - 

Initiation
In-Hospital Study to Start

Insulet expects to start a T1D and T2D in-hospital study of 

Omnipod 5 in 2021.

01/12/2021-12/31/2021 Insulet Corporation PODD Omnipod 5 Diabetes Mellitus, Type II IDE
Trial Announcement - 

Initiation
In-Hospital Study to Start

Insulet expects to start a T1D and T2D in-hospital study of 

Omnipod 5 in 2021.

04/01/2021-06/30/2021 Intersect ENT XENT PROPEL Contour Allergy Approved
Progress Update - 

Product Launch (Europe)
Product Launch (Europe)

Intersect anticipates launching the PROPEL Contour in 

Europe in the second quarter of 2021.

07/01/2021-12/31/2021
Intra-Cellular Therapies, 

Inc.
ITCI Caplyta

Major Depressive Disorder 

(MDD)
I

Trial Data - Top-Line 

Results
Phase I - Top-Line Results

Intra-Cellular Therapies announced the Phase I single-

ascending study is ongoing and results are anticipated in 

the second half of 2021.

Now-06/30/2021
Ionis Pharmaceuticals, 

Inc.
IONS IONIS PKK-LR COVID-19 Treatment

Development 

Outside U.S.

Trial Data - Top-Line 

Results

Phase II ASKCOV (Brazil) - 

Topline Results

Ionis Pharmaceuticals announced that the company 

anticipates a data readout of the Phase II clinical trial of 

IONIS PKK-LR in COVID-19 patients in the first half of 2021.

07/01/2021-12/31/2021
Ionis Pharmaceuticals, 

Inc.
IONS IONIS-ENAC-2.5Rx Cystic Fibrosis (CF) I/II

Trial Announcement - 

Initiation
Phase II - Clinical Trial to Start

Ionis Pharmaceuticals announced that the company plans 

to initiate a Phase II clinical trial of IONIS-ENAC-2.5Rx in 

patients with cystic fibrosis with rare mutations in the 

second half of 2021.

07/01/2021-12/31/2021
Ionis Pharmaceuticals, 

Inc.
IONS IONIS-AGT-LRx Hypertension (Systemic) II

Trial Announcement - 

Initiation
Phase IIb - Trial Initiation

Ionics Pharmaceuticals announced that the company 

anticipates to initiate a Phase IIb clinical trial of IONIS-AGT-

LRx in the second half of 2021.

10/01/2021-12/31/2021 J-Pharma Co., Ltd. JPH203 Biliary Tract Cancer
Development 

Outside U.S.

Trial Data - Top-Line 

Results
Phase II - Top-Line Results

J-Pharma expects to report top-line results for JPH203 in 

the fourth quarter of 2021.

01/01/2022-03/31/2022 J-Pharma Co., Ltd. JPH203 Biliary Tract Cancer
Development 

Outside U.S.

Regulatory - Meeting 

with FDA

End of Phase II Meeting with 

FDA

J-Pharma expects to hold an end of Phase II meeting with 

the FDA to discuss JPH203 in the first quarter of 2022.

07/01/2022-09/30/2022 J-Pharma Co., Ltd. JPH203 Biliary Tract Cancer
Development 

Outside U.S.

Trial Announcement - 

Initiation

Global Registration Study to 

Start

J-Pharma expects to initiate a global registration study for 

JPH203 in the third quarter of 2022.

10/01/2023-12/31/2023 J-Pharma Co., Ltd. JPH203 Biliary Tract Cancer
Development 

Outside U.S.

Regulatory - J-NDA Filing 

(Japan)
J-NDA Filing

J-Pharma expects to file an NDA with the PMDA (Japan) for 

JPH203 in the fourth quarter of 2023.

04/01/2024-06/30/2024 J-Pharma Co., Ltd. JPH203 Biliary Tract Cancer
Development 

Outside U.S.

Regulatory - NDA/BLA 

Filing
NDA Filing

J-Pharma expects to file an NDA with the U.S. FDA for 

JPH203 in the second quarter of 2024.

04/01/2021-06/30/2021 Karyopharm Therapeutics KPTI Xpovio
Diffuse Large B-Cell Lymphoma 

(DLBCL) - NHL
Approved

Regulatory - Filing for 

Approval (Emerging 

Markets)

Filing for Approval (Taiwan)
Antengene expects to file for approval in Taiwan for ATG-

010 in MM and DLBCL in the second quarter of 2021.

04/01/2021-06/30/2021 Karyopharm Therapeutics KPTI Xpovio
Diffuse Large B-Cell Lymphoma 

(DLBCL) - NHL
Approved

Trial Announcement - 

Patient Enrollment 

Completed

Phase II - SEARCH - Patient 

Enrollment Completion

Antengene expects to complete enrollment in the Phase II 

SEARCH study of ATG-010 for DLBCL in the second quarter 

of 2021.

04/01/2021-06/30/2021 Karyopharm Therapeutics KPTI Xpovio Multiple Myeloma (MM) Approved

Regulatory - Filing for 

Approval (Emerging 

Markets)

Filing for Approval (Taiwan)
Antengene expects to file for approval in Taiwan for ATG-

010 in MM and DLBCL in the second quarter of 2021.

04/01/2021-09/30/2021 Karyopharm Therapeutics KPTI Xpovio Multiple Myeloma (MM) Approved
Trial Data - Top-Line 

Results

Phase II - MARCH - Top-Line 

Results

Antengene expects top-line results from the Phase II 

MARCH study of ATG-010 for MM in either the second or 

third quarter of 2021.

10/01/2021-12/31/2021 Karyopharm Therapeutics KPTI Xpovio Multiple Myeloma (MM) Approved Trial Data - Final Results
Phase II - MARCH - Final 

Results

Antengene expects final results from the Phase II MARCH 

study of ATG-010 for MM in either the fourth quarter of 

2021.
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04/01/2021-06/30/2021 Karyopharm Therapeutics KPTI Xpovio
Peripheral T-Cell Lymphoma 

(PTCL) - NHL

Development 

Outside U.S.

Trial Announcement - 

Patient Enrollment 

Completed

Phase Ib - TOUCH - Patient 

Enrollment Completion

Antengene expects to complete enrollment in the Phase Ib 

TOUCH study of ATG-010 in T-cell lymphoma in the second 

quarter of 2021.

10/01/2021-12/31/2021 Karyopharm Therapeutics KPTI Xpovio
Peripheral T-Cell Lymphoma 

(PTCL) - NHL

Development 

Outside U.S.

Trial Data - Top-Line 

Results

Phase Ib - TOUCH - Top-Line 

Results

Antengene expects to announce interim results from the 

Phase Ib TOUCH study of ATG-010 in T-cell lymphoma in the 

fourth quarter of 2021.

10/01/2021-12/31/2021 Karyopharm Therapeutics KPTI Xpovio
Peripheral T-Cell Lymphoma 

(PTCL) - NHL

Development 

Outside U.S.

Trial Announcement - 

Initiation
Phase II/III - Trial to Start

Antengene expects to begin a Phase II/III study of ATG-010 

in T-cell lymphoma in the fourth quarter of 2021.

01/12/2021-12/31/2021 MacroGenics, Inc. MGNX Margenza Breast Cancer Approved

Regulatory - Filing for 

Approval (Emerging 

Markets)

Chinese Regulatory Filing
Zai Labs expects an NDA submission of Margenza in HER2+ 

breast cancer in 2021.

01/12/2021-12/31/2021 MacroGenics, Inc. MGNX Tebotelimab Gastric Cancer II/III

Trial Announcement - 

Patient Enrollment 

Completed

Phase I Enrollment Completed

Zai Labs announced they anticipate the enrollment of the 

Phase Ib combination trial of tebotelimab with niraparib to 

be completed in 2021.

07/01/2021-12/31/2021
Mirum Pharmaceuticals, 

Inc.
MIRM Maralixibat Alagille Syndrome NDA

Regulatory - 

PDUFA/Approval Decision 

(US)

Approval Decision (US)
Mirum expects to receive FDA approval for ALGS in the 

second half of 2021.

Now-03/31/2021 Myovant Sciences Ltd. MYOV Orgovyx Prostate Cancer Approved
Regulatory - MAA 

Submission (Europe)
MAA Submission

Myovant plans to file for approval of Orgovyx for advanced 

prostate cancer in the EU in the first quarter of 2021.

Now-03/31/2021 Myovant Sciences Ltd. MYOV Orgovyx Uterine Fibroids NDA
Trial Data - Top-Line 

Results

Phase III Withdrawal Study - 

Top-Line Results

Myovant expects to have results from the randomized 

withdrawal study of Orgovyx in uterine fibroids in the first 

quarter of 2021.

07/01/2021-12/31/2021 Nurix Therapeutics, Inc. NRIX NX-5948 Hematologic Cancer Preclinical
Trial Announcement - 

Initiation
Phase I - Trial to Start

Nurix expects to initiate the Phase I study for NX-5948 in 

the second half of 2021.

07/01/2021-12/31/2021 Nurix Therapeutics, Inc. NRIX NX-1607 Solid Tumors Preclinical
Trial Announcement - 

Initiation
Phase I - Trial to Start

Nurix expects to initiate the Phase I study for NX-1607 in 

the second half of 2021.

07/01/2021-12/31/2021 Nurix Therapeutics, Inc. NRIX DeTIL-0255 Solid Tumors Preclinical
Trial Announcement - 

Initiation
Phase I - Trial to Start

Nurix expects to initiate the Phase I study for DeTIL-0255 in 

the second half of 2021.

07/01/2021-12/31/2021 Pfizer Inc. PFE Vupanorsen
Dyslipidemia / 

Hypercholesterolemia
II

Trial Data - Top-Line 

Results

Phase IIb - TRANSLATE-TIMI 

70 - Topline Results

Ionis Pharmaceuticals announced that the company 

anticipates a data readout of the Phase IIb clinical trial of 

vupanorsen in the second half of 2021.

01/12/2021-06/30/2021
Portola Pharmaceuticals, 

Inc.
PTLA Andexxa Drug Toxicity Approved

Trial Announcement - 

Initiation

Phase II (Urgent Surgery) - 

Trial Initiation

Alexion expects a Phase II study for Andexxa-S to be 

initiated in the first half of 2021.

01/12/2021-12/31/2021
Portola Pharmaceuticals, 

Inc.
PTLA Andexxa Drug Toxicity Approved

Regulatory - J-NDA Filing 

(Japan)
J-NDA Filing

Alexion expects to submit a Japan NDA for Andexxa in 

2021.

01/12/2021-06/30/2021
Portola Pharmaceuticals, 

Inc.
PTLA Cerdulatinib

Peripheral T-Cell Lymphoma 

(PTCL) - NHL
I/II

Trial Data - Top-Line 

Results
Phase I/IIa - Top-Line-Results

Alexion expects top-line results from the Phase I/IIa study 

of Cerdulatinib in lymphoma (CTCL PTCL FL) during the first 

half of 2021.

01/12/2021-12/31/2021 Relay Therapeutics, Inc. RLAY RLY-4008 Solid Tumors I
Progress Update - 

Development Review
Clinical Update

Relay announced it will provide a clinical update on RLY 

4008 in 2021.

01/12/2021-12/31/2021 Replimune Group Inc. REPL RP3 Solid Tumors I
Trial Data - Top-Line 

Results

Phase I RP3-301 - Top-Line 

Results (Single Agent)

Replimune expects Phase I initial single agent data from the 

all comers study of RP3 in 2021.

01/12/2021-12/31/2021 Replimune Group Inc. REPL RP2 Solid Tumors I
Trial Data - Updated 

Results

Phase I w/Nivolumab - 

Updated Results

Replimune expects initial data in the all comers study 

evaluating RP2 with Opdivo in 2021.

01/12/2021-12/31/2021 Replimune Group Inc. REPL RP1 Solid Tumors I/II
Trial Data - Updated 

Results

Phase I/II IGNYTE (w/Opdivo) - 

Anti-PD1 Failed NSCLC Data

Replimune expects data from the clinical study of RP1 with 

Opdivo in anti-PD1 failed NSCLC patients in 2021.

01/12/2021-12/31/2021 Replimune Group Inc. REPL RP1 Solid Tumors I/II
Trial Data - Updated 

Results

Phase I/II IGNYTE (w/Opdivo) - 

Anti-PD1 Failed CSCC Data

Replimune expects data from the clinical study of RP1 with 

Opdivo in anti-PD1 failed CSCC patients in 2021.

01/01/2022-12/31/2022 Replimune Group Inc. REPL RP3 Solid Tumors I
Trial Data - Updated 

Results

Phase I RP3-301 - Updated 

Results (w/Opdivo)

Replimune expects Phase I data from the all comers study 

of RP3 in combination with Opdivo in 2022.

01/01/2022-06/30/2022
Revolution Medicines, 

Inc.
RVMD RMC-6291 Cancer Preclinical Regulatory - IND Filing IND Filing

Revolution Medicines expects to file an IND for RMC-6291 

in the first half of 2021.

01/01/2022-06/30/2022
Revolution Medicines, 

Inc.
RVMD RMC-6236 Solid Tumors Preclinical Regulatory - IND Filing IND Filing

Revolution Medicines expects to file an IND for RMC-6236 

in the first half of 2021.

01/01/2022-12/31/2022 RIBOMIC, Inc. 4591 RBM-007 Achondroplasia
Development 

Outside U.S.

Trial Announcement - 

Initiation
Phase IIa - Trial to Start

RIBOMIC announced the Company plan on initiating a 

Phase IIa trial of RBM-007 for the treatment of 

achondroplasia in 2022.

01/12/2021-12/31/2021 RIBOMIC, Inc. 4591 RBM-007

Wet Age-Related Macular 

Degeneration (Wet AMD) 

(Ophthalmology)

II
Trial Announcement - 

Trial Completion
Phase II - Trial Completed

RIBOMIC announced the Company plan on completing the 

Phase II trial of RBM-007 for the treatment of wet AMD in 

2021.

01/01/2022-12/31/2022 RIBOMIC, Inc. 4591 RBM-007

Wet Age-Related Macular 

Degeneration (Wet AMD) 

(Ophthalmology)

II
Trial Announcement - 

Initiation
Phase III - Trial to Start

RIBOMIC announced the Company plan on initiating the 

Phase III trial of RBM-007 for the treatment of wet AMD in 

2022.

01/12/2021-12/31/2021 Roche Holding AG RHHBY RLY-1971 Solid Tumors I
Trial Announcement - 

Initiation
Phase II - Combo Trial to Start

Relay announced that a Phase II KRAS G12C combo trial of 

RLY-1971 (SHP2) will start in 2021.

Now-06/30/2021
Rocket Pharmaceuticals 

Inc.
RCKT RP-L201 Autoimmune Disorders I/II

Trial Announcement - 

Patient Enrollment 

Completed

Phase I/II LAD-I (US) - Patient 

Enrollment Completed

Rocket Pharmaceuticals announced that the company 

anticipates Phase II study enrollment completion in the first 

half of 2021.

Now-06/30/2021
Rocket Pharmaceuticals 

Inc.
RCKT RP-L201 Autoimmune Disorders I/II

Trial Data - Top-Line 

Results

Phase I/II LAD-I (US) - Topline 

Results

Rocket Pharmaceuticals announced that the company 

anticipates a Phase II data readout of the LAD-I clinical trial 

in the first half of 2021.

07/01/2021-12/31/2021
Rocket Pharmaceuticals 

Inc.
RCKT RP-A501 Glycogen Storage Disease (GSD) I

Trial Data - Updated 

Results

Phase I Danon Disease - 

Updated Results

Rocket Pharmaceuticals announced that the company 

anticipates a data update for the Phase I clinical trial of RP-

A501 in the second half of 2021.

07/01/2021-12/31/2021
Rocket Pharmaceuticals 

Inc.
RCKT RP-L401 Osteopetrosis IND

Trial Data - Top-Line 

Results

Phase I 0120 (Pediatric 

Patients) - Topline Results

Rocket Pharmaceuticals announced that the company 

anticipates a data readout for the Phase I clinical trial of RP-

L401 in the second half of 2021.

Now-06/30/2021
Rocket Pharmaceuticals 

Inc.
RCKT RP-L301 Pyruvate Kinase Deficiency I

Trial Announcement - 

Other

Phase I 0119 - Second Cohort 

Enrollment

Rocket Pharmaceuticals announced that the company plans 

to enroll a second cohort of older patients in the Phase I 

clinical trial of RP-L301 in the first half of 2021.

07/01/2021-12/31/2021
Rocket Pharmaceuticals 

Inc.
RCKT RP-L301 Pyruvate Kinase Deficiency I

Trial Data - Updated 

Results

Phase I 0119 - Updated 

Results

Rocket Pharmaceuticals announced that the company 

anticipates an updated data readout for the Phase I clinical 

trial of RP-L301 in the second half of 2021.

01/12/2021-03/31/2021
Rongchang 

Pharmaceuticals, Ltd.
Disitamab Vedotin Bladder Cancer IND

Regulatory - Meeting 

with FDA
Meeting with FDA

RemeGen plans to meet with the FDA to clarify the 

regulatory pathway and clinical strategy for RC48 for 

urothelial cancer in the first quarter of 2021.

01/12/2021-06/30/2021
Rongchang 

Pharmaceuticals, Ltd.
Disitamab Vedotin Bladder Cancer IND

Regulatory - Filing for 

Approval (Emerging 

Markets)

Chinese NDA Filing
RemeGen plans to submit a NDA for Disitamab Vedotin for 

Urothelial cancer in the first half of 2021.

01/12/2021-12/31/2021
Rongchang 

Pharmaceuticals, Ltd.
Disitamab Vedotin Gastric Cancer IND

Trial Announcement - 

Initiation
Phase II Trial to Start

RemeGen plasn to initiate a Phase II clinical trial of RC48 for 

gastric cancer in 2021.
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Now-08/31/2022
Rongchang 

Pharmaceuticals, Ltd.
Disitamab Vedotin Gastric Cancer IND

Regulatory - Approval 

Decision (Emerging 

Markets)

Chinese Approval Decision

RemeGen has filed a new drug application (NDA) in China 

for Disitamab Vedotin for gastric cancer in August 2020 for 

conditional approval. The NDA is currently under review by 

NMPA. We await an update through August 2022.

01/12/2021-12/31/2021
Rongchang 

Pharmaceuticals, Ltd.
Telitacicept

Immunoglobulin A (IgA) 

Nephropathy (Berger's Disease)
IND

Trial Announcement - 

Initiation
Phase II Study to Start

RemeGen announced that a IND for a US Phase II study of 

Telitacicept for IgA Nephritis has been granted by the FDA. 

We await the start of the study through 2021.

Now-12/31/2021
Rongchang 

Pharmaceuticals, Ltd.
Telitacicept

Systemic Lupus Erythematosus 

(SLE)
III

Regulatory - Approval 

Decision (Emerging 

Markets)

Chinese Approval Decision

RemeGen has filed a new drug application (NDA) for 

Telitacicept for SLE in China in the fourth quarter of 2019. 

The NDA is currently under review by China's NMPA. We 

await an approval through 2021.

07/01/2021-12/31/2021 Sage Therapeutics, Inc. SAGE SAGE-718 Huntington's Disease I
Trial Announcement - 

Initiation
Phase II - Trial to Start

Sage Therapeutics plans to initiate a placebo-controlled 

Phase II study of SAGE-718 in Huntington's disease in late 

2021 (Q3-Q4).

01/01/2023-12/31/2024 Sanofi SNY Dupixent
Fungal Infections - Non-

Systemic
III

Regulatory - sNDA/sBLA 

Filing
sBLA Filing - AFRS

Sanofi plans to file for US approval of Dupixent for the 

treatment of Allergic Fungal Rhinosinusitis in 2023 and 

beyond.

01/01/2023-12/31/2024 Sanofi SNY Dupixent Inflammatory Disorders II/III
Regulatory - sNDA/sBLA 

Filing
sBLA Filing - CRSsNP

Sanofi plans to file for US approval of Dupixent for chronic 

sinusitis without nasal polpys in 2023 and beyond.

01/01/2022-03/31/2022 TG Therapeutics, Inc. TGTX TG-1303

Chronic Lymphocytic Leukemia 

(CLL)/Small Cell Lymphocytic 

Lymphoma (SLL) - NHL

BLA
Trial Data - Top-Line 

Results

Phase IIb ULTRA-V - Top-Line 

Results

TG Therapeutics announced that the primary endpoint of 

the Phase IIb ULTRA-V trial evaluating TG-1303 for the 

treatment of chronic lymphocytic leukemia (CLL) will be at 

12 months. The company anticipates data around this time 

in 2022. As such we await an update on the top-line results 

in the time frame above.

01/12/2021-12/31/2021 Tizona Therapeutics, Inc. TTX-030 Cancer I
Trial Data - Top-Line 

Results
Phase I/II - Top-Line Results

AbbVie expects data from the Phase I TTX-030 study in 

2021.

01/12/2021-06/30/2021
Turning Point 

Therapeutics Inc.
TPTX Repotrectinib

Non-Small Cell Lung Cancer 

(NSCLC)
I/II

Trial Announcement - 

Other
Phase II Chinese Enrollment

Zai labs expects to enroll the first Chinese patient into the 

global TRIDENT-1 trial in the first half of 2021.

07/01/2021-12/31/2021
Ultragenyx 

Pharmaceutical Inc.
RARE UX053 Glycogen Storage Disease (GSD) Preclinical

Trial Announcement - 

Initiation
Phase I/II - Trial to Start

Ultragenyx plans to initiate a Phase I/II study of UX053 for 

the treatment of GSDIII (Debrancher deficiency) in the 

second half of 2021.

Now-06/30/2021 VBI Vaccines Inc. VBIV VBI-2601
Hepatitis B (HBV) Treatment 

(Antiviral)

Development 

Outside U.S.

Trial Announcement - 

Initiation
Phase II w/VIR-2218 to Start

Vir Biotechnology expects to start a Phase II study of VIR-

2218 in combination with BRII-179 for HBV in the first half 

of 2021.

01/12/2021-03/31/2021 Vir Biotechnology, Inc. VIR VIR-7831 COVID-19 Treatment II/III
Trial Data - Top-Line 

Results

Phase III ACTIV-3 - Top-Line 

Results

Vir expects to have part 1 review data from the Phase III 

NIH study of VIR-7831 for COVID-19 is expected in the first 

quarter of 2021.

04/01/2021-06/30/2021 Vir Biotechnology, Inc. VIR VIR-7831 COVID-19 Treatment II/III
Trial Announcement - 

Initiation
Phase III COMET STAR to Start

Vir plans to initiate the Phase III COMET STAR study of the 

prophylaxis treatment of VIR-7831 for COVID-19 in the 

second quarter of 2021.

07/01/2021-12/31/2021 Vir Biotechnology, Inc. VIR VIR-1111 HIV / AIDS I
Trial Data - Top-Line 

Results
Phase I - Top-Line Results

Vir Biotechnology expects to have Phase I data on VIR-1111 

for HIV in the second half of 2021.

01/01/2022-12/31/2022 Y-mAbs Therapeutics Inc. YMAB HER2-SADA Breast Cancer Preclinical Regulatory - IND Filing IND Filing
Y-mAbs Therapeutics expects an IND filing for HER2-SADA 

for the treatment of breast cancer in 2022.

01/01/2022-12/31/2022 Y-mAbs Therapeutics Inc. YMAB GPA33-SADA Colorectal Cancer (CRC) Preclinical Regulatory - IND Filing IND Filing
Y-mAbs Therapeutics expects an IND filing for GPA33-SADA 

for the treatment of colon therapeutic in 2022.

01/12/2021-03/31/2021 Y-mAbs Therapeutics Inc. YMAB Nivatrotamab Neuroendocrine Tumors (NET) I/II
Trial Announcement - 

Initiation

Phase II Osteosarcoma - Trial 

to Start

Y-mAbs Therapeutics expects to initiate a Phase II study of 

Nivatrotamab in osteosarcoma in the first quarter of 2021.

01/12/2021-03/31/2021 Y-mAbs Therapeutics Inc. YMAB Nivatrotamab Neuroendocrine Tumors (NET) I/II
Trial Announcement - 

Initiation
Phase II 3L NB - Trial to Start

Y-mAbs Therapeutics expects to initiate a Phase II study of 

Nivatrotamab in 3L NB in the first quarter of 2021.

01/01/2022-12/31/2022 Y-mAbs Therapeutics Inc. YMAB B7-H3-SADA Prostate Cancer Preclinical Regulatory - IND Filing IND Filing
Y-mAbs Therapeutics expects an IND filing for B7-H3-SADA 

for the treatment of prostate cancer  in 2022.

01/01/2022-12/31/2022 Y-mAbs Therapeutics Inc. YMAB GD2-SADA Solid Tumors Preclinical Regulatory - IND Filing IND Filing
Y-mAbs Therapeutics expects an IND filing for GD2-SADA for 

the treatment of GD2 positive solid tumor in 2022.

01/01/2025-12/31/2025 Zydus Cadila CDH Lipaglyn
Non-Alcoholic Steatohepatitis 

(NASH)
II

Regulatory - NDA/BLA 

Filing
NDA Filing

Zydus Cadila expects to file a NDA for saroglitazar in pre-

cirrhotic NASH in 2025.

01/01/2023-12/31/2023 Zydus Cadila CDH Lipaglyn
Primary Biliary Cholangitis 

(PBC) and Hepatic Fibrosis
II

Regulatory - NDA/BLA 

Filing
NDA Filing

Zydus Cadila plans to submit a NDA for sarogliazar for PBC 

in the US given positive readout in 2023.
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01/01/2022-12/31/2022 AbbVie Inc. ABBV Navitoclax Myelofibrosis (MF) II
Regulatory - NDA/BLA 

Filing
NDA Filing

AbbVie plans a regulatory submission for navitoclax for the 

treatment of R/R myelofibrosis (MF) in 2021 with potential 

for accelerated approval in 2022.

Date Range Delayed (01/12/2021) - AbbVie plans a 

regulatory submission for navitoclax for the treatment of 

R/R myelofibrosis (MF) in 2022.

01/12/2021-12/31/2021 AbbVie Inc. ABBV Telisotuzumab Vedotin
Non-Small Cell Lung Cancer 

(NSCLC)
II

Trial Data - Top-Line 

Results
Phase II - Top-Line Results

AbbVie anticipates Phase II proof of concept data for Teliso-

V in 2020.

Date Range Delayed (12/19/2020) - We await an update 

from AbbVie.Date Range Delayed (01/12/2021) - AbbVie 

announced data from the Phase II study of Telisotuzumab 

Vedotin for solid tumors is expected in 2021.

01/12/2021-12/31/2021 AbbVie Inc. ABBV ABBV-323 Ulcerative Colitis (UC) II
Trial Data - Top-Line 

Results
Phase II - Top-Line Results

AbbVie expects proof of concept readout from the Phase II 

study of ABBV-323 in 2020.

Date Range Delayed (12/21/2020) - We await an update 

from AbbVie in the time frame above.Date Range Delayed 

(01/12/2021) - AbbVie expects data from the Phase II study 

of ravagalimab for UC in 2021.

01/01/2022-12/31/2022 Akcea Therapeutics, Inc. AKCA AKCEA-TTR-LRx

Hereditary Transthyretin 

(hATTR) Amyloidosis With 

Polyneuropathy (Familial 

Amyloid Polyneuropathy)

III
Trial Data - Top-Line 

Results

Phase III NEURO TTRansform 

Top Line Results

Ionis announced that Phase III Data for the Polyneuropathy 

study is expected to be released in 2023.

Date Range Expedited (01/12/2021) - Ionis Pharmaceuticals 

announced that the company anticipates a data readout of 

the Phase III NEURO-TTRansform clinical study in 2022.

07/01/2021-12/31/2021
Alexion Pharmaceuticals 

Inc.
ALXN ALXN1830

Autoimmune Hemolytic 

Anemia (AIHA)
I/II

Trial Announcement - 

Resume Trial
Phase II - Trial Reinitiation

Due to COVID-19 Alexion has temporarily paused the Phase 

II study of ALXN1830 administered intravenously in warm 

autoimmune hemolytic anemia (WAIHA) as well as the 

Phase I study of a subcutaneous formulation of ALXN1830 

in healthy volunteers. These trials are anticipated to begin 

in 2021.

Date Range Refined (08/03/2020) - Alexion announced that 

the ALXN1830 gMG & WAIHA trials are intended to re-start 

in the first half of 2021.Date Range Delayed (01/12/2021) - 

Alexion announced that the ALXN1830 gMG & WAIHA trials 

are intended to re-start in the second half of 2021.

07/01/2021-12/31/2021
Alexion Pharmaceuticals 

Inc.
ALXN ALXN1830 Myasthenia Gravis (MG) I

Trial Announcement - 

Resume Trial
Phase I - Trial Reinitiation

Due to COVID-19 Alexion has temporarily paused the Phase 

II study of ALXN1830 administered intravenously in warm 

autoimmune hemolytic anemia (WAIHA) as well as the 

Phase I study of a subcutaneous formulation of ALXN1830 

in healthy volunteers. These trials are anticipated to begin 

in 2021.

Date Range Refined (08/03/2020) - Alexion announced that 

the ALXN1830 gMG & WAIHA trials are intended to re-start 

in the first half of 2021.Date Range Delayed (01/12/2021) - 

Alexion announced that the ALXN1830 gMG & WAIHA trials 

are intended to re-start in the second half of 2021.

07/01/2022-12/31/2022
Alexion Pharmaceuticals 

Inc.
ALXN Ultomiris

Neuromyelitis Optica (Devic's 

Syndrome, NMO)
III

Trial Data - Top-Line 

Results
Phase III - Top-Line Results

Alexion announced they anticipate top-line results for their 

Phase III study of Ultomiris for the treatment of NMOSD in 

the first half of 2022.

Date Range Delayed (01/12/2021) - Alexion announced 

they anticipate top-line results for their Phase III study of 

Ultomiris for the treatment of NMOSD in the second half of 

2022.

07/01/2021-12/31/2021
Allogene Therapeutics 

Inc.
ALLO ALLO-501A

Non-Hodgkin's Lymphoma 

(NHL)
I

Trial Announcement - 

Initiation
Pivotal Phase II Trial to Start

In the first half of 2021 additional data from the Phase I 

ALPHA study of ALLO-501 in relapsed/refractory non-

Hodgkin lymphoma (NHL) and initial data from the Phase I 

dose escalation ALPHA2 study of ALLO-501A are planned 

for presentation. Data from these trials are expected to 

support trial design for a potentially pivotal Phase II trial 

planned for initiation in 2021.

Date Range Refined (01/12/2021) - Allogene Therapeutics 

plans to initiate a pivotal Phase II trial of ALLO-501A in the 

second half of 2021.

01/12/2021-06/30/2021
Allogene Therapeutics 

Inc.
ALLO ALLO-316 Renal Cell Cancer (RCC) IND

Trial Announcement - 

Initiation

Phase I TRAVERSE - Trial to 

Start

Allogene expects to submit an IND for ALLO-316 its first 

AlloCAR T candidate for the treatment of solid tumors by 

the end of 2020. A study in renal cell carcinoma is expected 

to initiate in 2021.

Date Range Refined (01/12/2021) - Allogene plans to 

initiate the Phase I TRAVERSE trial of ALLO-316 in renal cell 

carcinoma in the first half of 2021.

07/01/2021-12/31/2021
Alnylam Pharmaceuticals 

Inc.
ALNY ALN-HBV02

Hepatitis B (HBV) Treatment 

(Antiviral)
II

Trial Announcement - 

Initiation
Phase II w/VIR-3434 to Start

Vir announced that a Phase II clinical trial of VIR-2218 in 

combination with VIR-3434 is expected in 2021.

Date Range Refined (01/12/2021) - Vir plans to initiate its 

Phase II study of VIR-3434 in combination with VIR-2218 for 

the treatment of HBV in the second half of 2021.

07/01/2021-12/31/2021
Alnylam Pharmaceuticals 

Inc.
ALNY ALN-HBV02

Hepatitis B (HBV) Treatment 

(Antiviral)
II

Trial Data - Top-Line 

Results

Phase II w/PEG-IFN-a - Top-

Line Results

Based on preliminary Phase II results Vir initiated a Phase II 

trial of VIR-2218 administered in combination with 

pegylated interferon alpha-2a an approved 

immunomodulatory agent. Initial clinical data are expected 

in 2021.

Date Range Refined (01/12/2021) - Vir Biotechnology 

expects to have data from the Phase II study of VIR-2218 in 

combination with PEG-IFN-a for HBV in the second half of 

2021.

Now-06/30/2021 ALX Oncology, Inc. ALXO ALX148 Breast Cancer Preclinical
Trial Announcement - 

Initiation
Phase Ib - Trial to Start

Zymeworks and ALX Oncology announced they have 

entered into a clinical collaboration to evaluate the 

combination of Zymeworks’ zanidatamab (formerly ZW25) 

a HER2-targeted bispecific antibody and ALX148 a next-

generation CD47 blocker for the treatment of patients with 

advanced HER2-expressing breast cancer and other solid 

tumors. Zymeworks will conduct an open label multi-center 

Phase Ib study to assess the safety and efficacy of the 

combination of zanidatamab and ALX148 in a two-part 

study. The first part of the trial will evaluate the safety of 

the combination treatment. The second part of the trial will 

evaluate the safety tolerability and anti-tumor activity of 

the combination in separate cohorts of subjects with HER2-

positive breast cancer HER2-low breast cancer and non-

breast HER2-expressing solid tumors. As such we await an 

update on trial initiation in the time frame above.

Date Range Delayed (01/12/2021) - ALX Oncology 

announced that the Phase Ib clinical trial of ALX148 in 

combination with Zymeworks’ zanidatamab in patients with 

advanced HER2-expressing breast cancer and other solid 

tumors is expected to initiate in the first half of 2021.

Now-02/28/2021 Amarin Corporation plc AMRN Vascepa Cardiovascular Disease Approved
Regulatory - CHMP 

(European Panel) Results
CHMP Opinion

Amarin announced that the European Medicines Agency 

(EMA) has validated the marketing authorization 

application (MAA) seeking approval for icosapent ethyl 

(brand name Vascepa in the United States) as a treatment 

to reduce the risk of cardiovascular events in high-risk 

patients who have their cholesterol levels controlled with 

statin treatment but have elevated triglycerides 135 mg/dL 

or above and other cardiovascular risk factors. 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 September 2020 and March 2021.

Date Range Expedited (01/12/2021) - Amarin announced 

that a CHMP opinion is expected by February 2021.

Now-12/31/2021 Amarin Corporation plc AMRN Vascepa Cardiovascular Disease Approved
Progress Update - 

Product Launch (Europe)
Product Launch (Europe)

Amarin announced that assuming EMA approval during the 

fourth quarter of 2020 the company plans the launch of 

Vascepa for the treatment of cardiovascular disease in 

Europe to occur in 2021.

New Information (01/12/2021) - Amarin announced that it 

anticipates launching in at least one country most like 

Germany in Europe by the end of 2021. Country-by-country 

launches expected to start in 2021.

03/01/2021-04/30/2021 Amarin Corporation plc AMRN Vascepa Cardiovascular Disease Approved
Regulatory - Approval 

Decision (Europe)
European Approval Decision

Amarin announced that the European Medicines Agency 

(EMA) has validated the marketing authorization 

application (MAA) seeking approval for icosapent ethyl 

(brand name Vascepa in the United States) as a treatment 

to reduce the risk of cardiovascular events in high-risk 

patients who have their cholesterol levels controlled with 

statin treatment but have elevated triglycerides 135 mg/dL 

or above and other cardiovascular risk factors. 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.

Date Range Refined (08/07/2020) - Amarin announced that 

continued to support review of VASCEPA by the European 

Medicines Agency in anticipation of expected approval of 

VASCEPA for commercial sale in Europe in early 2021 while 

advancing commercial plans for VASCEPA reimbursement 

and related commercial launch in Europe.New Information 

(01/12/2021) - Amarin announced that a CHMP opinion is 

expected by February 2021. European Community approval 

expected within 67 days thereafter therefore we look for an 

update in the time frame above.

01/12/2021-03/31/2021 Amicus Therapeutics, Inc. FOLD AT-GTX-502
Neuronal Ceroid Lipofuscinosis 

(NCL)
I/II

Trial Data - Top-Line 

Results
Phase I/IIa - Top-Line Results

Amicus Therapeutics announced that it expects to report 

initial data  on patients in its Phase I/IIa clinical trial of CLN3 

in 2020.

Date Range Refined (06/02/2020) - Amicus announced they 

plan to release initial CLN3 Phase I/II data later in 2020. 

Date Range Delayed (08/10/2020) - Amicus Therapeutics 

announced that initial data from the Phase I/II trial of CLN3 

study for juvenile neuronal ceroid lipofuscinosis is expected 

in early 2021.Date Range Refined (01/12/2021) - Amicus 

Therapeutics announced initial data from the CLN3 Batten 

disease Phase I/II study are expected in the first quarter of 

2021.

07/01/2021-12/31/2021 Amicus Therapeutics, Inc. FOLD AT-GAA Pompe Disease BLA
Regulatory - MAA 

Submission (Europe)
MAA Submission

Amicus announced the company plans to advance 

manufacturing to support a MAA submission of AT-GAA for 

Pompe disease in 2021.

Date Range Refined (01/12/2021) - Amicus Therapeutics 

announced that EU MAA filing expected in the second half 

of 2021.
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01/12/2021-06/30/2021 argenx N.V. ARGX Efgartigimod Myasthenia Gravis (MG) BLA
Regulatory - Meeting 

with FDA
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 during 2020.

Date Range Refined (08/17/2020) - argenx announced that 

it plans to meet with FDA to discuss bridging strategy for 

subcutaneous (SC) efgartigimod in fourth quarter of 

2020.Date Range Delayed (12/18/2020) - argenx has yet to 

provide an update on its meeting with the FDA to discuss 

the strategy of subcutaneous efgartigimod. As such we 

await an update through the time frame above.Date Range 

Delayed (01/12/2021) - Zai Labs anticipates regulatory 

discussions of efgartigimod for gMG in the first half of 2021.

04/01/2021-06/30/2021 Axcella Health, Inc. AXLA AXA1665 Hepatic Encephalopathy (HE) IND
Trial Announcement - 

Initiation
Phase II - Trial to Start

Axcella anticipates to launch a Phase IIb/III clinical trial of 

AXA1665 for the treatment of HE in the second half of 

2020.

Date Range Delayed (08/07/2020) - Axcella plans to initiate 

a Phase II clinical trial of AXA1665 under IND in the first half 

of 2021.Date Range Refined (01/12/2021) - Axcella 

announced that the company plans to initiate a Phase II 

clinical trial of AXA1665 in the second quarter of 2021.

04/01/2021-06/30/2021 Axcella Health, Inc. AXLA AXA1125
Non-Alcoholic Steatohepatitis 

(NASH)
I

Trial Announcement - 

Initiation
Phase IIb Adult - Trial to Start

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.

Date Range Refined (01/12/2021) - Axcella announced that 

the Phase IIb trial of AXA1125 for the treatment of adults 

with NASH is expected to be initiated in the second quarter 

of 2021. 

07/01/2021-12/31/2021 Biogen, Inc. BIIB BIIB078
Amyotrophic Lateral Sclerosis 

(ALS)
I

Trial Data - Top-Line 

Results
Phase I - Top-Line Results 

Biogen expects data from the Phase I study of BIIB078 for 

the treatment of ALS in 2021.

Date Range Refined (01/12/2021) - Biogen expects data 

from the Phase I study of BIIB078 for the treatment of ALS 

in the second half of 2021.

07/01/2021-12/31/2021 Biogen, Inc. BIIB IONIS-SOD1Rx
Amyotrophic Lateral Sclerosis 

(ALS)
III

Trial Announcement - 

Initiation
Phase III ATLAS - Trial to Start

Biogen announced they are planning to evaluate tofersen 

(BIIB067) when given prior to the onset of clinical 

symptoms in ALS. The study is anticipated to initiate in 

2021.

Date Range Refined (01/12/2021) - Ionis Pharmaceuticals 

announced that the company anticipates initiating the 

Phase III ATLAS clinicals study of tofersen in 

presymptomatic SOD-1-ALS patients in the second half of 

2021.

01/12/2021-12/31/2022
Centrexion Therapeutics 

Corporation
CNTX CNTX-6016 Pain Indications I

Trial Announcement - 

Initiation
Phase I MAD - Trial Initiation

Centrexion plans to initiate a Phase I MAD clinical trial with 

CNTX-6016 in the first half of 2020.

Date Range Delayed (06/22/2020) - There has been no 

update to the MAD trial of CNTX-6016. We await an 

update.Date Range Delayed (09/21/2020) - Centrexion has 

not provided any update to the MAD trial of CNTX-6016. 

We still await an update.Date Range Delayed (11/25/2020) - 

Centrexion has not provided any update to the trial of CNTX-

6016. We still await an update.Date Range Delayed 

(01/12/2021) - Evotec announced that the trial with 

Boehringer Ingelheim/Centrexion in oncology and pain 

indications are expected to initiate in the next 12-24 

months.

07/01/2021-06/30/2022 Clovis Oncology, Inc. CLVS Rubraca Solid Tumors II
Regulatory - sNDA/sBLA 

Filing
sNDA Filing - HRR

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.

Date Range Delayed (01/12/2021) - Clovis reported that the 

Phase II LODESTAR tumor-agnostic study of Rubraca may be 

registration-enabling with potential regulatory filing in the 

second half of 2021 to first half of 2022 pending data 

readout.

01/12/2021-06/30/2021
Deciphera 

Pharmaceuticals, Inc.
DCPH Qinlock

Gastrointestinal Stromal Tumor 

(GIST)
Approved

Regulatory - Approval 

Decision (Emerging 

Markets)

Approval Decision (China)

Zai Lab and Deciphera Pharmaceuticals announced that the 

China National Medical Products Administration (NMPA) 

has accepted its New Drug Application (NDA) for ripretinib 

for the treatment of adult patients with advanced 

gastrointestinal stromal tumor (GIST) who have received 

prior treatment with 3 or more kinase inhibitors including 

imatinib. 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.

Date Range Refined (08/04/2020) - Zai Lab announced that 

the Center for Drug Evaluation of China’s National Medical 

Products Administration (NMPA) has granted priority 

review status to the New Drug Application (NDA) for 

ripretinib for the treatment of adult patients with advanced 

gastrointestinal stromal tumor (GIST) who have received 

prior treatment with 3 or more kinase inhibitors including 

imatinib. 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 year given the priority review status.Date Range 

Expedited (01/12/2021) - Zai Labs expects the Qinlock 

regulatory approval in China for GIST in the first half of 

2021.

07/01/2021-12/31/2021
GeneTx Biotherapeutics 

LLC
GTX-102 (GeneTx) Angelman Syndrome I/II

Trial Data - Updated 

Results

Phase I/II KIK-AS (Pediatric) - 

Updated Results 

GeneTx Biotherapeutics LLC and Ultragenyx Pharmaceutical 

announced additional safety and efficacy data from the 

study (KIK-AS (Pediatric)) are expected in 2021.

Date Range Refined (01/12/2021) - Ultragenyx expects 

updated Phase I/II data of GTX-102 for the treatment of 

Angelman Syndrome in the second half of 2021. 

01/12/2021-12/31/2021 GlaxoSmithKline plc GSK Daprodustat
Anemia Due to Chronic Renal 

Failure, Dialysis-Dependent
III

Trial Data - Top-Line 

Results

Phase III ASCEND-D - Top-Line 

Results

GlaxoSmithKline announced that Phase III data of 

GSK1278863 for the treatment of anemia with chronic renal 

disease are expected in the second half of 2020.

Date Range Expedited (10/29/2018) - GlaxoSmithKline 

announced results from the Phase III ASCEND-D trial of 

daprodustat are anticipated in 2020.New Information 

(10/30/2019) - GlaxoSmithKline announced that it plans to 

do an interim analysis for the Phase III program of 

daprodustat in the first half of 2020. However this will be 

an internal purposes only. As such we continue to expect 

the publication of data sometime in 2020.New Information 

(02/06/2020) - GlaxoSmithKline announced that a futility 

analysis has been performed on Phase III cardiovascular 

outcome studies of daprodustat and that they are 

continuing without modification. We continue to await top-

line results from the study through 2020.Date Range 

Delayed (12/17/2020) - We await an update on Phase III 

data of daprodustat in the timeframe above.Date Range 

Delayed (01/12/2021) - GSK announced that trial data for  

daprodustat in renal anaemia will be available in 2021. 

Now-03/31/2021 GlaxoSmithKline plc GSK Cabenuva HIV / AIDS NDA

Regulatory - 

PDUFA/Approval Decision 

(US)

PDUFA for NDA - Second 

Review

GlaxoSmithKline announced that Cabenuva has been 

resubmitted in the US for HIV treatment. Assuming a Class 

II resubmission the PDUFA decision should occur in 6 

months from the filing date. The resubmission occurred in 

July of 2020 we await an update on the PDUFA decision in 

the first quarter of 2021.

New Information (01/12/2021) - GlaxoSmithKline 

announced that the company expects to receive FDA 

approval in Q1 2021.

04/01/2021-09/30/2021 GlaxoSmithKline plc GSK Vocabria HIV Prevention III
Regulatory - NDA/BLA 

Filing
NDA Filing

GSK is working with the FDA and other regulatory agencies 

to prepare a regulatory filing with the anticipated 

submission in the first half of 2021. GSK also reported that 

this will not be a sNDA so it will be a new drug application in 

a new indication.

Date Range Delayed (01/12/2021) - GSK announced that a 

submission is expected in mid-2021.

01/01/2022-12/31/2023 GlaxoSmithKline plc GSK Blenrep Multiple Myeloma (MM) Approved
Trial Data - Top-Line 

Results

Phase III DREAMM-7 - Top-

Line Results

GlaxoSmithKline anticipates data in 2L bor/dex combo from 

the Phase III DREAMM-7 trial of Blenrep in the first half of 

2023.

Date Range Expedited (01/12/2021) - GlaxoSmithKline 

anticipates data in 2L bor/dex combo from the Phase III 

DREAMM-7 trial of Blenrep in 2022-2023.

01/12/2021-12/31/2021 GlaxoSmithKline plc GSK Blenrep Multiple Myeloma (MM) Approved
Trial Data - Top-Line 

Results

Phase Ib BCMA + SoC (2L) - 

Top-Line Results

GlaxoSmithKline announced that Phase Ib data of 

GSK2857916 for the treatment of multiple myeloma (MM) 

are expected in the second half of 2020.

Date Range Delayed (12/23/2020) - GlaxoSmithKline has 

not provided any new update on the Phase Ib data of 

GSK2857916 for the treatment of multiple myeloma. As 

such we continue to await an update in the time frame 

above.Date Range Delayed (01/12/2021) - SpringWorks 

Therapeutics announced that initial Phase Ib data of 

Blenrep and Nirogacestat with GSK is expected in 2021.

01/12/2021-03/31/2021 GlaxoSmithKline plc GSK GSK3844766A
Respiratory Syncytial Virus 

(RSV) Prevention
I/II

Trial Announcement - 

Initiation
Phase III Study to Start

GlaxoSmithKline announced that Phase III studies for its 

older adults respiratory syncytial virus vaccine candidate is 

on track to start in the first quarter of 2021.

New Information (11/24/2020) - GlaxoSmithKline 

announced that the Phase III programme for the older 

adult’s RSV candidate vaccine is on-track to start in the 

coming months.New Information (01/12/2021) - 

GlaxoSmithKline announced that the Phase III trial will start 

in Q1 2021. 
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01/12/2021-06/30/2021
Global Blood 

Therapeutics, Inc.
GBT GBT601 Sickle Cell Anemia Preclinical

Trial Announcement - 

Initiation
Phase I - Trial to Start

Global Blood Therapeutics announced new preclinical data 

on its sickle cell disease (SCD) pipeline therapies – 

inclacumab a novel P-selectin inhibitor in development to 

reduce the frequency of vaso-occlusive crises (VOCs) in 

patients with SCD and GBT021601 a next-generation 

hemoglobin S (HbS) polymerization inhibitor. A Phase I 

clinical study on the safety and tolerability of GBT021601 in 

SCD patients is expected to begin by mid-2021.

Date Range Expedited (01/12/2021) - GBT announced the 

company plans to move GBT601 a next-generation HbS 

polymerization inhibitor for SCD in the first half of 2021.

01/12/2021-06/30/2021 GW Pharmaceuticals plc GWPH Epidiolex Dravet Syndrome (Epilepsy) Approved

Progress Update - 

Product Launch (Europe) - 

Individual Country

Product Launch (France)	

GW Pharmaceuticals anticipates the launch of Epidiolex for 

epilepsy in France in 2020 following pricing and 

reimbursement.

Date Range Delayed (12/18/2020) - GW Pharmaceuticals 

announced that in France the number of EPIDYOLEX 

patients in the French regulatory agency-sponsored ATU 

early access program continues to grow. In parallel with this 

the company is progressing well with final pricing 

negotiations based on the transparency commission-

granted ASMR 4 rating which recognized the clinical 

importance of EPIDYOLEX. The company hopes to conclude 

negotiations before the end of 2020 in France. As such we 

await the launch in France through the first half of 

2021.New Information (01/12/2021) - GW Pharmaceuticals 

lists that they plan to launch Epidyolex in France in the first 

half of 2021. 

01/12/2021-06/30/2021 GW Pharmaceuticals plc GWPH Epidiolex Dravet Syndrome (Epilepsy) Approved

Progress Update - 

Product Launch (Europe) - 

Individual Country

Product Launch (Italy)
GW Pharmaceuticals anticipates the launch of Epidiolex for 

epilepsy in Italy in 2020.

Date Range Delayed (12/18/2020) - GW reported that in 

Italy where EPIDYOLEX received innovation status from the 

reimbursement authorities GW is also currently engaged in 

final-stage pricing negotiations with the authorities which 

are anticipated to conclude by end of 2020. We await an 

update through the first half of 2021.New Information 

(01/12/2021) - GW Pharmaceuticals lists that they plan to 

launch Epidyolex in Italy in the first half of 2021.

01/12/2021-06/30/2021 GW Pharmaceuticals plc GWPH Epidiolex
Lennox-Gastaut Syndrome 

(LGS; Epilepsy)
Approved

Progress Update - 

Product Launch (Europe) - 

Individual Country

Product Launch (Italy)
GW Pharmaceuticals anticipates the launch of Epidiolex for 

epilepsy in Italy in 2020.

Date Range Delayed (12/18/2020) - GW reported that in 

Italy where EPIDYOLEX received innovation status from the 

reimbursement authorities GW is also currently engaged in 

final-stage pricing negotiations with the authorities which 

are anticipated to conclude by end of 2020. We await an 

update through early 2021.Date Range Refined 

(01/12/2021) - GW Pharmaceuticals lists that they plan to 

launch Epidyolex in Italy in the first half of 2021.

01/12/2021-06/30/2021 GW Pharmaceuticals plc GWPH Epidiolex
Lennox-Gastaut Syndrome 

(LGS; Epilepsy)
Approved

Progress Update - 

Product Launch (Europe) - 

Individual Country

Product Launch (France)

GW Pharmaceuticals anticipates the launch of Epidiolex for 

epilepsy in France in 2020 following pricing and 

reimbursement.

Date Range Delayed (12/18/2020) - GW Pharmaceuticals 

announced that in France the number of EPIDYOLEX 

patients in the French regulatory agency-sponsored ATU 

early access program continues to grow. In parallel with this 

the company is progressing well with final pricing 

negotiations based on the transparency commission-

granted ASMR 4 rating which recognized the clinical 

importance of EPIDYOLEX. The company hopes to conclude 

negotiations before the end of 2020 in France. As such we 

await the launch in France through the first half of 

2021.New Information (01/12/2021) - GW Pharmaceuticals 

lists that they plan to launch Epidyolex in France in the first 

half of 2021. 

01/12/2021-06/30/2021 GW Pharmaceuticals plc GWPH Nabiximols
Neuromuscular Spasm and 

Spasticity
III

Trial Announcement - 

Initiation

Phase III SF (Responders) - 

Trial to Start

GW Pharmaceuticals announced that the Phase III spasm 

frequency study of Nabiximols (responders) is expected to 

enroll 200 participants and start in the second quarter of 

2021.

Date Range Refined (01/12/2021) - GW Pharmaceuticals 

lists that a Phase III two part double-blind parallel placebo-

controlled randomized spasm frequency study in 227 

patients is anticipated to start in the first half of 2021. 

10/01/2021-12/31/2021 Horizon Therapeutics plc HZNP Krystexxa Gout Approved Trial Data - Final Results
Phase II MIRROR RCT - Full 

Results

Horizon announced that preliminary six-month results for 

their Phase II MIRROR RCT study are expected in the first 

half of 2021 with the full 12-month dataset available after 

the trial is completed in the second half of 2021.

Date Range Refined (01/12/2021) - Horizon announced that 

the full 12-month dataset for the Phase II MIRROR clinical 

study of Krystexa in gout is expected to be available year 

end of 2021.

07/01/2021-12/31/2021
Idorsia Pharmaceuticals 

Ltd
SIX: IDIA Cenerimod

Systemic Lupus Erythematosus 

(SLE)
II

Trial Data - Top-Line 

Results

Phase IIb CARE - Top-Line 

Results

Idorsia expects to have results from the cenerimod trial in 

moderately to severely active autoantibody-positive SLE in 

the first half of 2022.

Date Range Expedited (01/12/2021) - Idorsia 

Pharmaceuticals announced that the company anticipates a 

data readout of the Phase IIb CARE clinical trial of 

cenerimod in the second half of 2021.

10/01/2021-12/31/2021 Insmed Incorporated INSM INS-1009

Pulmonary Arterial 

Hypertension (PAH) and 

Pulmonary Hypertension (PH)

I
Trial Announcement - 

Initiation
Phase IIb to Start

Insmed expects to initiate a Phase IIb study of TPIP for PAH 

patients in the second half of 2021.

Date Range Refined (01/12/2021) - Insmed expects to 

initiate a Phase IIb study of TPIP for PAH patients in the 

fourth quarter of 2021.

07/01/2021-12/31/2021 Insmed Incorporated INSM INS-1009

Pulmonary Arterial 

Hypertension (PAH) and 

Pulmonary Hypertension (PH)

I
Trial Data - Top-Line 

Results
Phase IIa - Top-Line Results

Insmed expects to have results from its Phase IIa study of 

TPIP for PAH in 2021.

Date Range Refined (01/12/2021) - Preliminary data from 

the Phase IIa trial is expected in the second half of 2021.

07/01/2022-12/31/2022
Intra-Cellular Therapies, 

Inc.
ITCI Caplyta Bipolar Disorder III

Trial Data - Top-Line 

Results

Phase III Study 403 - Top-Line 

Results

Intra-Cellular Therapies commenced patient enrollment of 

the Phase III Study 403 that's evaluating lumateperone as 

monotherapy in the treatment of depression in patients 

with Bipolar 1 or Bipolar 2 disorder. While patient 

enrollment in the U.S. has been impacted by COVID-19 ex-

U. S. country regulatory review processes and other 

preparatory activities continue to progress. Assuming 

patient enrollment rates return to the projected levels 

within the expected timelines the company continues to 

anticipate reporting top-line results by the second half of 

2021.

Date Range Delayed (01/12/2021) - Intra-Cellular Therapies 

announced study 403 in BPD is ongoing with results 

anticipated in the second half of 2022.

Now-06/30/2021
Ionis Pharmaceuticals, 

Inc.
IONS ION363

Amyotrophic Lateral Sclerosis 

(ALS)
Preclinical

Trial Announcement - 

Initiation

Phase III Pivotal Study - Trial 

Initiation

Ionis anticipates to initiate ION363 Pivotal study for 

amyotrophic lateral sclerosis (ALS) in 2021.

Date Range Refined (01/12/2021) - Ionis Pharmaceuticals 

anticipates to initiate a Phase IIl study for ION363 in 

amyotrophic lateral sclerosis (ALS) in the first half of 2021.

04/01/2021-06/30/2021 iTeos Therapeutics Inc. ITOS Inupadenant Solid Tumors I/II
Trial Data - Updated 

Results
Phase I/II - Updated Results

This cohort will test EOS-850 as a single agent and in 

combination with KEYTRUDA (pembrolizumab) and in 

combination with chemotherapy. Preliminary results of 

these expansions are expected in the first half of 2021.

Date Range Refined (01/12/2021) - iTeos expects results 

from the expansion cohorts in the Phase I/II study of 

inupadenant in the second quarter of 2021.

01/01/2022-06/30/2022 Johnson & Johnson JNJ Aprocitentan Hypertension (Systemic) III
Trial Data - Top-Line 

Results

Phase III PRECISION - Top-Line 

Results

Idorsia announced the PRECISION study is targeting the 

randomization of 600 patients in approximately 180 sites in 

around 20 countries and results are targeted for the second 

half of 2022.

Date Range Expedited (01/12/2021) - Idorsia 

Pharmaceuticals announced that the company anticipates a 

data readout of the Phase III PRECISION clinical trial of 

aprocitentan in the first half of 2022.

07/01/2021-09/30/2021 Karyopharm Therapeutics KPTI Xpovio
Diffuse Large B-Cell Lymphoma 

(DLBCL) - NHL
Approved

Trial Announcement - 

Initiation

Phase II/III XPORT-DLBCL-030 - 

Study to Start

Karyopharm is expecting to launch a Phase III study of 

Selinexor with Rituximab and chemotherapy versus 

chemotherapy alone. This study is planned for 2016.

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.Date 

Range Delayed (12/08/2020) - Antengene announced that 

the National Medical Products Administration (NMPA) has 

accepted the Investigational New Drug (IND) application for 

ATG-010 (selinexor) combined with R-GDP (SR-GDP) for the 

treatment of relapsed/refractory diffuse large B-cell 

lymphoma (rrDLBCL). The company has not provided an 

initiation update. As such we await more IND acceptances 

and an initiation in the time frame above.Date Range 

Delayed (01/12/2021) - Antengene expects the 030 Phase 

II/III study of ATG-010 in DLBCL to begin in the third quarter 

of 2021.



Expected Date Range Company Symbol Drug Indication Phase Expected Catalyst Catalyst Title Analysis Updated Analysis

Biomedtracker/Meddevicetracker JPM Updated Catalysts - Day 2

Now-03/31/2021 Karyopharm Therapeutics KPTI Xpovio Multiple Myeloma (MM) Approved

Trial Announcement - 

Patient Enrollment 

Completed

Phase II - MARCH (China) - 

Trial Enrollment to Complete

Antengene announced that in China it is conducting a 

registrational Phase II clinical trial of ATG-010 for rrMM 

(MARCH). The trial is expected to complete enrollment by 

the end of 2020. We await an update through January 

2021.

Date Range Delayed (01/12/2021) - Antengene expects to 

complete enrollment of the MARCH study of ATG-010 in 

MM during the first quarter of 2021.

07/01/2021-09/30/2021 Karyopharm Therapeutics KPTI Xpovio Multiple Myeloma (MM) Approved

Trial Announcement - 

Initiation (Emerging 

Markets)

Phase III - w/Bortezomib and 

Dexamethasone (China) - Trial 

to Start

Antengene announced that the National Medical Products 

Administration (NMPA) has accepted the Investigational 

New Drug (IND) application for ATG-010 (selinexor) an oral 

Selective Inhibitor of Nuclear Export (SINE) compound in 

combination with bortezomib and dexamethasone for the 

treatment of patients with relapsed/refractory multiple 

myeloma (rrMM) in China. We await the initiation of Phase 

III trial in the timeframe listed above.

New Information (12/18/2020) - Antengene announced 

that the National Medical Products Administration (NMPA) 

has accepted the Investigational New Drug (IND) 

application for ATG-010 (selinexor) an oral Selective 

Inhibitor of Nuclear Export (SINE) compound in combination 

with bortezomib and dexamethasone for the treatment of 

patients with relapsed/refractory multiple myeloma (rrMM) 

in China. As such we await trial initiation in the same time 

frame above.Date Range Delayed (01/12/2021) - 

Antengene expects to begin the Phase III BENCH study of 

ATG-010 for MM in the third quarter of 2021.

Now-03/31/2021 Karyopharm Therapeutics KPTI Xpovio Multiple Myeloma (MM) Approved

Regulatory - Filing for 

Approval (Emerging 

Markets)

Filing for Approval (China)

Antengene announced the company expects to submit a 

New Drug Marketing Application (NDA) for Xpovio for the 

treatment of multiple myeloma in China in 2020.

Date Range Delayed (12/24/2020) - Antengene announced 

that company plans to submit new drug applications for 

ATG-010 (selinexor) for the treatment of multiple myeloma 

in the Chinese mainland Hong Kong China Taiwan China 

Australia Singapore South Korea by 2021.Date Range 

Delayed (01/12/2021) - Antengene announced that 

company plans to submit new drug applications for ATG-

010 (selinexor) for the treatment of multiple myeloma in 

the Chinese mainland in the first quarter of 2021.

04/01/2021-06/30/2021 Karyopharm Therapeutics KPTI Eltanexor
Myelodysplastic Syndrome 

(MDS)
I/II

Trial Announcement - 

Initiation (Emerging 

Markets)

Phase I/II HATCH (China) - 

Trial to Start

Karyopharm anticipates to initiate Phase II study of 

Eltanexor  (single agent or in combination with 

hypomethylating agents) for the treatment of 

myelodysplastic syndromes (MDS) in 2020 - 2021.

Date Range Refined (12/01/2020) - Antengene Corporation 

announced that the National Medical Products 

Administration (NMPA) has approved the clinical trial of 

ATG-016 (eltanexor) in patients with intermediate and 

higher risk myelodysplastic syndrome (MDS) according to 

the Revised International Prognostic Scoring System (IPSS-

R) after the failure of hypomethylating agents (HMA) based 

therapy. We await the initiation of the study in the time 

frame above.Exact Date (01/08/2021) - A study to 

evaluating the pharmacokinetics safety and efficacy of ATG 

016 monotherapy in IPSS-R intermediate risk and above 

myelodysplastic syndrome (MDS) (HATCH) has been 

announced but is not yet recruiting participants. The trial is 

expected to start in March 26 2021.Date Range Delayed 

(01/12/2021) - Antenege expects to begin the Phase I/II 

HATCH study in the second quarter of 2021.

01/12/2021-06/30/2021 MacroGenics, Inc. MGNX Margenza Gastric Cancer II/III
Trial Data - Top-Line 

Results

Phase II/III MAHOGANY - Top-

Line Results

MacroGenics announced that initial safety and efficacy data 

from the Phase II/III MAHOGANY study are expected in the 

second half of 2020.

Date Range Delayed (12/30/2020) - MacroGenics has not 

announced additional timing expectations on the initial 

safety and efficacy data from the Phase II/III MAHOGANY 

study. As such we await an update in the time frame listed 

above.Date Range Delayed (01/12/2021) - Zai Labs expects 

initial data from the MAHOGANY study in the first half of 

2021.

10/01/2021-12/31/2021
Mirum Pharmaceuticals, 

Inc.
MIRM Maralixibat

Progressive Familial 

Intrahepatic Cholestasis (PFIC)
III

Trial Data - Top-Line 

Results

Phase III MARCH-PFIC - Top-

Line Results

Mirum Pharmaceuticals announced the dosing of the first 

patient in the Phase III MARCH-PFIC clinical trial of its lead 

drug candidate maralixibat in pediatric patients with 

progressive familial intrahepatic cholestasis (PFIC). Topline 

results are expected in fourth quarter of 2020.

Date Range Delayed (12/09/2020) - Mirum expects to 

complete enrollment for the Phase III MARCH-PFIC in the 

second quarter of 2021. We await an update on the 

disclosure of top-line data in the same time frame.Date 

Range Delayed (01/12/2021) - Mirum expects to announce 

top line results around year-end 2021. 

Now-06/30/2021 Myovant Sciences Ltd. MYOV Orgovyx Endometriosis III
Regulatory - sNDA/sBLA 

Filing
sNDA Filing

Myovant reported that if the Phase III results of Relugolix 

for endometriosis are favorable it intends to submit an NDA 

to the FDA in 2019.

Date Range Delayed (08/03/2020) - Sumitomo announced 

that it plans to submit an NDA with safety and efficacy 

results from the SPIRIT 1 & 2 and the one-year extension 

study results. Given the one-year extension study results 

are expected in Sumitomo's fiscal fourth quarter we expect 

the submission of the NDA to happen in the first half of 

calendar 2021.New Information (01/12/2021) - Myovant 

plans to file a U.S. regulatory submission for Orgovyx for 

endometriosis in the first half of 2021.

01/12/2021-02/28/2021 Novo Nordisk A/S NVO Rybelsus Diabetes Mellitus, Type II Approved
Progress Update - 

Product Launch (Japan)
Product Launch (Japan)

Novo Nordisk announced that the Japanese Ministry of 

Health Labour and Welfare has approved Rybelsus (oral 

semaglutide) the first and only oral glucagon-like peptide-1 

receptor agonist (GLP-1 RA) in a tablet for the treatment of 

adults with type 2 diabetes. Novo Nordisk will initiate 

reimbursement negotiations and expects to launch Rybelsus 

in Japan thereafter.

Date Range Delayed (10/01/2020) - Novo Nordisk has not 

provided an update on the commercial progress of 

Rybelsus. We await an update.Date Range Delayed 

(01/12/2021) - Novo Nordisk announced that the Rybelsus 

has obtained pricing approval in Japan and the Company is 

now preparing for launch. We await an update in the time 

frame above.

01/12/2021-06/30/2021 NovoCure Limited NVCR Optune Mesothelioma HDE Approved

Regulatory - Filing for 

Approval (Emerging 

Markets)

MAA Filing to MPM
Zai Lab expects to file a MAA for NovoTTF/Optune in 

mesothelioma in China the second half of 2020.

Date Range Delayed (12/29/2020) - We continue to await 

an update.New Information (01/12/2021) - Zai Lab expects 

to file a MAA for Optune for MPM is the first half of 2021.

10/01/2022-12/31/2022
Paradigm 

Biopharmaceuticals Ltd.
ASX:PAR Zilosul

Osteoarthritis and 

Osteoarthritis Pain
IND

Trial Announcement - 

Initiation

Phase III PARA003 Adaptive 

Trial to Start

Paradigm is preparing to submit an IND to the U.S. FDA in 

the fourth quarter of 2020 to evaluate Zilosul for the 

treatment of osteoarthritis with the expectation of opening 

its IND with the FDA in the first quarter of 2021.

Date Range Delayed (01/12/2021) - Paradigm expects to 

start its Phase III 003 study of PPS in OA in the fourth 

quarter of 2022.

01/12/2021-12/31/2021
Paratek Pharmaceuticals, 

Inc.
PRTK Nuzyra

Community Acquired 

Pneumonia (CAP) 

(Antibacterial)

Approved

Regulatory - Approval 

Decision (Emerging 

Markets)

Chinese Approval Decision

Zai Lab announced that the China National Medical 

Products Administration (NMPA) has accepted its New Drug 

Application (NDA) for omadacycline for the treatment of 

community-acquired bacterial pneumonia (CABP) and acute 

bacterial skin and skin structure infections (ABSSSI). 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.

Date Range Refined (01/04/2021) - Zai Lab announced its 

New Drug Application (NDA) for omadacycline for the 

treatment of community-acquired bacterial pneumonia 

(CABP) and acute bacterial skin and skin structure infections 

(ABSSSI) had been accepted with priority review in China in 

May 2020. Upon Zai Lab’s regulatory approval anticipated 

in the first half of 2021Date Range Delayed (01/12/2021) - 

Zai Labs anticipates NMPA approval for CABP in 2021.

01/01/2022-12/31/2022 Replimune Group Inc. REPL RP1
Skin Cancer - Squamous Cell 

Carcinoma (SCC) 
II

Trial Data - Top-Line 

Results

Phase II CERPASS - Top-Line 

Results

Replimune expects to have Phase II data of RP1 in CSCC in 

the second half of 2021.

Date Range Delayed (01/12/2021) - Replimune expects a 

primary read out of data from the CERPASS CSCC 

registration directed study of RP1 in 2022. 

01/12/2021-12/31/2021 Replimune Group Inc. REPL RP1
Skin Cancer - Squamous Cell 

Carcinoma (SCC) 
II

Trial Data - Top-Line 

Results

Phase Ib ARTACUS - 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 second half of 2020.

Date Range Delayed (12/28/2020) - Replimune has not 

provided any new update on the data from the Phase Ib 

organ transplant recipients study. As such we continue to 

await an update in the time frame above.Date Range 

Refined (01/12/2021) - Replimune expects initial data from 

the Phase Ib ARTACUS single agent study of RP1 in CSCC 

transplant patients in 2021. 
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01/12/2021-03/31/2021 Replimune Group Inc. REPL RP1 Solid Tumors I/II
Trial Announcement - 

Other

Phase II - NSCLC Cohort to 

Start

Based on the emerging data indicating that RP1 can be 

safely administered to tumors in the lung and that evidence 

of activity including in anti-PD1 refractory disease has been 

observed in patients with lung metastases of other tumor 

types the Company announced its intention to enroll a 

thirty patient cohort of patients with anti-PD1 refractory 

NSCLC in the Phase II clinical trial of RP1 in combination 

with Opdivo subject to approval of a protocol amendment 

by the regulatory authorities. The Company also announced 

that it plans to terminate the enrollment of the cohort of 

patients with metastatic bladder cancer in light of changes 

to the competitive landscape. We await an update on the 

initiation of the NSCLC cohort of the trial through 2020.

Date Range Refined (10/21/2020) - Replimune announced 

that the cohort of patients with anti-PD1 refractory NSCLC 

in the Phase II clinical trial of RP1 in combination with 

Opdivo is expected to open by year-end 2020.Date Range 

Delayed (12/22/2020) - Replimune announced that the 

cohort of patients with anti-PD1 refractory NSCLC in the 

Phase II clinical trial of RP1 in combination with Opdivo is 

expected to open by year-end 2020. As such we await an 

update in the timeframe listed above.New Information 

(01/12/2021) - Replimune lists that a 30 patient anti-PD1 

failed non-small cell lung cancer cohort is expected to 

initiate this quarter for RP1. 

04/01/2021-06/30/2021 RIBOMIC, Inc. 4591 RBM-007 Achondroplasia
Development 

Outside U.S.

Trial Announcement - 

Trial Completion
Phase I - Trial Completed

RIBOMIC announced that the first subject in cohort 1 was 

administered with RBM-007 subcutaneously in Phase I 

clinical trial in Japan. The trial is expected to complete in 

March 2021.

Date Range Delayed (01/12/2021) - RIBOMIC anounced the 

Company expects to complete the Phase I trial of RBM-007 

for achondroplasia during the second quarter of 2021.

01/01/2023-12/31/2024 Sanofi SNY Dupixent
Chronic Obstructive Pulmonary 

Disease (COPD)
III

Regulatory - sNDA/sBLA 

Filing
sBLA Filing

Sanofi expects to file a sBLA with Dupixent for COPD in the 

U.S during 2024.

Date Range Refined (04/24/2020) - Sanofi expects to file a 

sBLA regarding Dupixent for COPD in the U.S during 2023 

and beyond. As such we await an update in the time frame 

listed above. Date Range Refined (06/11/2020) - Regeneron 

announced that regulatory submissions for Dupixent for the 

treatment of chronic obstructive pulmonary disease (COPD) 

are expected to be submitted in the 2024 timeframe.Date 

Range Expedited (01/12/2021) - Sanofi plans to submit for 

US approval of Dupixent for type 2 COPD in 2023 and 

beyond.

01/12/2021-03/31/2021
SpringWorks 

Therapeutics Inc.
SWTX Mirdametinib Neurofibromatosis (NF) IIb

Trial Data - Top-Line 

Results
Phase IIb - Top-Line Results

Springworks announced they anticipate a top-line data 

readout from their Phase III trial of PD-0325901 for the 

treatment of NF1 in 2021.

New Information (09/06/2018) - SpringWorks Therapeutics 

plans to initiate a Phase IIb study of PD-0325901 as 

monotherapy for neurofibromatosis type 1 patients with 

plexiform neurofibromas in 2019.Date Range Expedited 

(08/16/2019) - SpringWorks expects to provide an update 

on the ReNeu trial between the fourth quarter of 2020 and 

the first quarter of 2021.Date Range Refined (01/12/2021) - 

SpringWorks expects to provide an update on the ReNeu 

trial in the first quarter of 2021.

01/12/2021-03/31/2021 TG Therapeutics, Inc. TGTX TG-1303

Chronic Lymphocytic Leukemia 

(CLL)/Small Cell Lymphocytic 

Lymphoma (SLL) - NHL

BLA

Trial Announcement - 

Patient Enrollment 

Completed

Phase IIb ULTRA-V - Patient 

Enrollment Completed

TG Therapeutics anticipates to complete enrollment in the 

ULTRA-V Phase IIb trial evaluating TG-1303 for the 

treatment of chronic lymphocytic leukemia (CLL) through 

the end of 2020 or early 2021.

Date Range Refined (01/12/2021) - TG Therapeutics 

anticipates to complete enrollment in the ULTRA-V Phase 

IIb trial evaluating TG-1303 for the treatment of chronic 

lymphocytic leukemia (CLL) in the first quarter of 2021.

04/30/2021-09/30/2021 TG Therapeutics, Inc. TGTX TG-1303

Chronic Lymphocytic Leukemia 

(CLL)/Small Cell Lymphocytic 

Lymphoma (SLL) - NHL

BLA
Regulatory - Rolling 

NDA/BLA Completion
Rolling BLA Completed

TG Therapeutics announced that the Company has initiated 

a rolling submission of a Biologics License Application (BLA) 

to the U.S. Food and Drug Administration (FDA) requesting 

approval of ublituximab the Company’s investigational 

glycoengineered anti-CD20 monoclonal antibody in 

combination with umbralisib the Company’s investigational 

once-daily oral dual inhibitor of PI3K-delta and CK1-epsilon 

as a treatment for patients with chronic lymphocytic 

leukemia (CLL). The Company expects to complete the BLA 

rolling submission in the first half of 2021.

Date Range Delayed (01/12/2021) - TG Therapeutics 

announeced that the BLA rolling submission of 

Umbralisib+Ublituximab (U2) for R/R CLL is targeted for mid-

2021.

Now-03/31/2021
Turning Point 

Therapeutics Inc.
TPTX 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.

Date Range Expedited (01/12/2021) - Turning Point 

Therapeutics expects to submit the IND for TPX-0131 in the 

first quarter of 2021.

01/12/2021-06/30/2021
Ultragenyx 

Pharmaceutical Inc.
RARE UX053

Glycogen Storage Disease 

(GSD)
Preclinical Regulatory - IND Filing IND Filing Ultragenyx anticipates on filing an IND for UX053 in 2020.

Date Range Delayed (05/21/2020) - Ultragenyx and 

Arcturus announced that they expect to file an 

Investigational New Drug (IND) application for the mRNA 

therapeutic program UX053 for the treatment of Glycogen 

Storage Disease Type III in 2021.Date Range Refined 

(01/12/2021) - Ultragenyx plans to submit an IND filing for 

UX053 for the treatment of GSDIII (Debrancher deficiency) 

in the first half of 2021. 

09/01/2021-12/31/2021
Ultragenyx 

Pharmaceutical Inc.
RARE UX143 Osteogenesis Imperfecta (OI) IIb

Trial Announcement - 

Initiation

Phase II/III Pediatric - Study to 

Start

Mereo intends to begin a further study of BPS804 in 

paediatric OI patients in the second half of 2017.

New Information (06/04/2020) - Mereo announced that 

they intend to complete a strategic partnership for 

setrusumab for the treatment of osteogenesis imperfecta 

(OI) prior to initiation of the pivotal Phase III study. As such 

we continue to await an update on the trial initiation in the 

time frame above.Date Range Delayed (12/18/2020) - 

Ultragenyx and Mereo announced that the companies will 

expand and initially prioritize the development of 

setrusumab for pediatric patients with OI. Development 

plans are being finalized which may include changes to 

current study designs and will require discussions with 

regulatory agencies for a pediatric Phase II/III study that 

first focuses on determining the optimal dose based on 

increases in collagen production using serum P1NP levels 

and an acceptable safety profile. The pediatric Phase II/III 

study is expected to start in 2021. Date Range Refined 

(01/12/2021) - Ultragenyx plans to initiate a Phase II/III 

pediatric study of setrusumab (UX143) for the treatment of 

osteogenesis imperfecta in late 2021 pending regulatory 

feedback. 

04/01/2021-09/30/2021 Vir Biotechnology, Inc. VIR VIR-7831 COVID-19 Treatment II/III
Trial Data - Updated 

Results

Phase II/III COMET-ICE - 

Updated Results (Primary 

Endpoint)

Vir Biotechnology and GlaxoSmithKline announced that the 

first patient was dosed last week in a Phase II/III study with 

VIR-7831 (also known as GSK4182136) a fully human anti-

SARS-CoV-2 (Severe Acute Respiratory Syndrome 

coronavirus-2) monoclonal antibody for the early treatment 

of COVID-19 in patients who are at high risk of 

hospitalisation.  Initial results may be available before the 

end of this year with complete results expected in the first 

quarter of 2021.

Date Range Delayed (01/12/2021) - Vir Biotechnology 

expects to have Phase III data from its COMET-ICE study of 

VIR-7831 in the first quarter of 2021. We await updated 

results from the trial in mid-2021.

01/12/2021-03/31/2021 Vir Biotechnology, Inc. VIR VIR-7831 COVID-19 Treatment II/III
Trial Data - Top-Line 

Results

Phase II/III COMET-ICE - Top-

Line Results

VIR-7831 a SARS-CoV-2-neutralizing monoclonal antibody 

or mAb is planned to start a Phase II/III clinical trial program 

in August 2020 and initial clinical data is anticipated to be 

available before the end of 2020.

Date Range Delayed (12/20/2020) - Vir Biotechnology 

anticipates that interim data for the Phase III COMET-ICE 

trial of VIR-7831 may be available as early as January 2021. 

Date Range Delayed (01/12/2021) - Vir Biotechnology 

expects to have Phase III data from its COMET-ICE study of 

VIR-7831 in the first quarter of 2021.

07/01/2021-12/31/2021 Vir Biotechnology, Inc. VIR VIR-3434
Hepatitis B (HBV) Treatment 

(Antiviral)

Development 

Outside U.S.

Trial Announcement - 

Initiation
Phase II w/VIR-2218 to Start

Vir announced that a Phase II clinical trial of VIR-2218 in 

combination with VIR-3434 is expected in 2021.

Date Range Refined (01/12/2021) - Vir plans to initiate its 

Phase II study of VIR-3434 in combination with VIR-2218 for 

the treatment of HBV in the second half of 2021.

01/01/2022-06/30/2022 Vir Biotechnology, Inc. VIR VIR-2482 Influenza (excluding vaccines) I/II
Trial Data - Updated 

Results
Phase I/II - Updated Results	

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.

Date Range Delayed (01/12/2021) - Vir expects to have 

proof of concept data for VIR-2482 for influenza A in the 

first half of 2022.
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01/12/2021-12/31/2022
Xynomic Pharmaceuticals 

Holdings, Inc.
XYNO XP-105 Solid Tumors

Development 

Outside U.S.

Trial Announcement - 

Initiation
Phase II - Study to Start

Xynomic plans to initiate 2 clinical trials in the next 6-9 

months among which one is a potentially pivotal Phase II 

trial combining BI 860585 with a standard-of-care 

treatment against breast cancer and the other is a Phase Ib 

trial combining BI 860585 with Xynomic's XP-102 (formerly 

known as BI 882370) against colorectal cancer.

Date Range Delayed (09/20/2019) - We await an 

update.Date Range Delayed (02/07/2020) - Xynomic plans 

to initiate one clinical trial of XP-105 against breast cancer 

in early 2020.Date Range Delayed (04/30/2020) - We await 

an update.Date Range Delayed (06/16/2020) - Xynomic 

Pharma plans to initiate one Phase II clinical trial of XP-105 

against breast cancer in 2020. We await an update.Date 

Range Delayed (12/07/2020) - We await an update in the 

time frame above. Date Range Delayed (01/12/2021) - 

Evotec announced that the Phase II trial with Boehringer 

Ingelheim in oncology and pain indications are expected to 

initiate in the next 12-24 months. 

01/12/2021-12/31/2021 Y-mAbs Therapeutics Inc. YMAB Omburtamab

Brain Cancer (Malignant 

Glioma; AA and glioblastoma 

(GBM))

II
Trial Announcement - 

Initiation

Phase II - Multi-center DIPG 

Study to Start

Y-mAbs Therapeutics lists that a Phase II DIPG multi-center 

study of omburtamab (Study 102) is anticipated to start in 

2020.

Date Range Delayed (12/07/2020) - Y-mAbs Therapeutics 

lists that a Phase II DIPG multi-center study of omburtamab 

(Study 102) is anticipated to start in 2020. As such await an 

update in the time frame above.Date Range Delayed 

(01/12/2021) - Y-mAbs Therapeutics announced that the 

Phase II DIPG multi-center study of omburtamab (Study 

102) is anticipated to start in 2021.

01/12/2021-12/31/2021 Y-mAbs Therapeutics Inc. YMAB Danyelza Neuroendocrine Tumors (NET) Approved
Trial Announcement - 

Initiation

Phase II - Frontline Study to 

Start

Y-mAbs is also planning a multicenter frontline study which 

they expect to initiate in 2020.

Date Range Delayed (12/07/2020) - Y-mAbs is planning a 

multicenter frontline Phase II study which they expect to 

initiate in 2020. As such we await an update in the time 

frame above.Date Range Delayed (01/12/2021) - Y-mAbs is 

planning a frontline Phase II study of Danyelza in 2021. 

01/12/2021-12/31/2021 Y-mAbs Therapeutics Inc. YMAB Danyelza Neuroendocrine Tumors (NET) Approved
Trial Announcement - 

Initiation

Phase II - Combo Study to 

Start

Y-mAbs Therapeutics lists that a Phase II combination study 

of naxitamab plus chemotherapy (Study 203) is planned to 

start in 2020.

Date Range Delayed (12/07/2020) - Y-mAbs Therapeutics 

lists that a Phase II combination study of naxitamab plus 

chemotherapy (Study 203) is planned to start in 2020. As 

such we await an update in the time frame above.Date 

Range Delayed (01/12/2021) - Y-mAbs is planning a Phase II 

203 study of Danyelza plus chemo in 2021. 

01/12/2021-06/30/2021 Zydus Cadila CDH PegiHep COVID-19 Treatment
Development 

Outside U.S.
Regulatory - IND Filing IND Filing

Zydus expects to file an IND with the U.S. FDA for 

PEGInterferon a-2b for COVID-19 in August 2020.

Date Range Delayed (08/28/2020) - Zydus has not provided 

any update on filing IND in U.S. FDA for PEGInterferon a-2b 

for COVID-19. As such we await an update the time frame 

above.Date Range Delayed (12/23/2020) - We continue to 

await an update.Date Range Delayed (01/12/2021) - Zydus 

still plans to submit an IND for PegiHep in the US in the near 

future. We continue to await an update in the time frame 

above.


