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Summary 

The 41st annual J.P. Morgan Healthcare Conference (JPM) was held in San Francisco, CA over 9–12 January 2023. 

This report contains presentation highlights from a selection of companies over the course of the conference. A 

complete list of events and catalysts that were announced or updated during the conference is included as a 

supplement to the report. 

About the Author 

Biomedtracker is an independent research service that offers proprietary clinical assessments and patient-based 

revenue forecasts of developmental drugs within a comprehensive and intuitive drug information database. Clients 

from the pharmaceutical, biotech, and investment industries rely on Biomedtracker for its insight on the likelihood of 

approval, commercial potential, and future data and regulatory catalysts for drugs within the competitive landscape of 

every important disease and indication. Over the last several years, Biomedtracker has become the leader in 

providing objective information alongside evidence-based clinical assessments and investment research on pipeline 

drugs worldwide. For more information on getting direct access to Biomedtracker, please email 

BiomedSupport@sagientresearch.com. 

Disclaimer 

Copyright © 2023 Pharma Intelligence UK Limited, a Citeline company 

This report is published by Pharma Intelligence (the Publisher). This report contains information from reputable 

sources and although reasonable efforts have been made to publish accurate information, you assume sole 

responsibility for the selection, suitability and use of this report and acknowledge that the Publisher makes no 

warranties (either express or implied) as to, nor accepts liability for, the accuracy or fitness for a particular purpose of 

the information or advice contained herein. The Publisher wishes to make it clear that any views or opinions 

expressed in this report by individual authors or contributors are their personal views and opinions and do not 

necessarily reflect the views/opinions of the Publisher. 
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Presentation Highlights 

Mega Cap 

AbbVie (ABBV) 

CEO Richard Gonzalez started his talk by noting that AbbVie has just finished its tenth year as an independent 

company and has strength in five core areas: immunology, oncology, neuroscience, aesthetics, and eye care. In its 

biggest therapeutic area, immunology, the company has been preparing for the January 2023 US loss of exclusivity of 

Humira, AbbVie’s top selling drug. Gonzalez noted that the company has secured formulary access for more than 90% 

of the US covered lives, which required agreeing to sell Humira at the same price as biosimilars. Initially, a single 

Humira biosimilar will enter the market, with another seven or eight more joining in mid-2023. The contracts with the 

formularies are structured such that a certain level of price erosion occurs in the first half of the year, with a higher 

level of price erosion in the second half of the year when the environment becomes more competitive. While the 

Humira erosion will lead to lower revenues, the company anticipates a return to growth in 2025 with a high single-digit 

CAGR through the remainder of the decade. Key to this growth is revenue from Skyrizi and Rinvoq, which together 

cover all of Humira’s major indications plus a new indication, atopic dermatitis. Further label expansions are expected 

before 2025, with Rinvoq currently being evaluated in a Phase III study for giant cell arteritis and expected to initiate 

Phase III studies in 2023 for lupus, hidradenitis suppurativa, and alopecia areata. Skyrizi is currently in a Phase III 

study for ulcerative colitis. By 2025, combined sales of Rinvoq and Skyrizi are expected to reach $17.5bn ($7.5bn and 

$10bn, respectively). By 2027, combined sales for these two drugs are expected to exceed Humira’s peak revenue of 

$21bn.  

 

Oncology revenues are expected to decline to $5.7bn in 2023, mainly due to competition to Imbruvica from next-

generation BTK inhibitors. Oncology sales will remain relatively flat through 2024/25, followed by a return to growth in 

2026 as new oncology products and indications ramp up. Key to this growth are new indications for Venclexta 

(multiple myeloma and high-risk myelodysplastic syndrome), as well as additional approval of Venclexta for acute 

myeloid leukemia (three Phase III trials are ongoing for first-line transplant-eligible AML patients, including as 

maintenance therapy after transplant, maintenance therapy for those who elect not to have a transplant, and in 

combination with high-dose chemotherapy prior to transplant). Also key to this growth are three late-phase pipeline 

drugs: epcoritamab (a CD3 x CD20 bispecific antibody for DLBCL, with initial approval expected in 2023), navitoclax 

(a BCL-2 inhibitor for myelofibrosis, with approval expected in 2024), and Teliso-V (an antibody-drug conjugate 

targeting c-Met, with approval expected in 2024 for second-line or later non-small cell lung cancer). Gonzalez also 

noted that ABBV-647 (an anti-PTK7 antibody-drug conjugate) and ABBV-151 (an anti-GARP antibody) achieved proof 

of concept for solid tumors in 2022 and are expected to initiate Phase II studies in 2023.  

 

In neuroscience, AbbVie has therapies for migraine, psychiatric conditions, and neurodegeneration. Ubrelvy is an oral 

CGRP treatment for acute migraine, while Qulipta is an oral CGRP treatment approved for the preventive treatment of 

episodic migraine and is under regulatory review for the preventive treatment of chronic migraine. Ubrelvy and 

Qulipta are expected to reach peak sales of over $1bn each. Rounding out the migraine portfolio is Botox, which is 

approved for the prevention of chronic migraine. Vraylar is approved for bipolar disorder and schizophrenia, and was 

recently approved as an adjunctive treatment for major depressive disorder. While it competes in a heavily 

genericized market, Vraylar is differentiated by its mechanism (dopamine and serotonin partial agonist) and favorable 

side-effect profile with minimal impact on weight, lipids, and fasting blood glucose. Vraylar’s peak revenues are 

expected to approach $5bn. ABBV-951 is expecting approval for advanced Parkinson’s disease in 2023, and is 

expected to have peak sales of over $1bn.   
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AbbVie expects sales in aesthetics to reach over $9bn by 2029, led by sales of cosmetic Botox and Juvederm dermal 

filler. For vision, AbbVie has a broad portfolio of treatments for multiple different eye diseases. Gonzalez mentioned 

RGX-314, an anti-VEGF gene therapy that has the potential to be a one-time treatment for wet age-related macular 

degeneration, diabetic retinopathy, and other chronic retinal conditions.  

 

Gonzalez concluded by noting that AbbVie is expecting approval or major label expansions of roughly a dozen 

products in 2023 and 2024, which will add meaningful revenue growth over the coming years.  

Eli Lilly and Company (LLY) 

In a fireside chat format, CFO Anat Ashkenazi highlighted Eli Lilly's robust growth, both at the top line and bottom line, 

as well as its meaningful pipeline progress in 2022, with launches of Olumiant in alopecia areata and Mounjaro 

(tirzepatide, a dual GLP-1/GIP agonist) in diabetes, the latter of which she noted was unprecedented in the history of 

pharma. They expect 2023 to be another banner year with the potential launches of four molecules (donanemab in 

early Alzheimer's disease, mirikizumab in ulcerative colitis, lebrikizumab in atopic dermatitis, and pirtobrutinib in 

mantle cell lymphoma), as well as a label expansion of tirzepatide to obesity in late 2023 or early 2024. For 2023, they 

expect topline growth of the core businesses to be in the mid-teens, and expect it to continue at least to the end of the 

decade at the high end of the industry, with margin expansion eventually reaching the mid-to-high 30% range as they 

leverage their existing infrastructure and focus on productivity. They have, however, also had a step up in operating 

expenses due to a one-time increase in incentive compensation, investment in launches (not in their infrastructure or 

footprint, but other marketing expenses), and the cost of Phase III studies.  

 

To help drive growth, Daniel Skovronsky, chief scientific and medical officer, noted that in 2022, in addition to late-

stage data, the most attention-grabbing of which was tirzepatide in obesity, the company gained visibility on the next 

generation of innovation with five more molecules coming behind the later-stage ones. These additional molecules 

comprise a once-weekly insulin; remternetug, a next-generation Alzheimer's disease drug; imlunestrant, an oral SERD 

for breast cancer; and two more molecules moving into Phase III for diabetes and obesity, an oral GLP-1 agonist 

orforglipron and triple agonist retatrutide. He noted they have had a remarkable period of R&D productivity, though 

they are of course still paranoid and pushing in the early stages to make sure they have sustainable growth. He said 

that progress is currently on track in all four of their therapy areas (diabetes/obesity/metabolism, oncology, 

neuroscience, and immunology), which is unprecedented for the company. They also have multigenerational themes 

around critical biology. They are looking at what should come next, areas that are out of favor that they can break 

open. They are additionally investing robustly in genetic medicine, which is just dawning, to make sure they can be a 

leader in that segment.  

 

One focus of the talk was around Mounjaro and the diabetes and obesity indications. They were surprised by uptake 

of the drug (which is highly efficacious both on glycemic control and weight loss) after the diabetes approval. One 

thing they noticed was "viral marketing" from patients communicating with each other about the benefits of the drug. 

They have only seen 10% switching from their existing GLP-1 agonist Trulicity, who are likely patients with disease 

progression or who needed more weight loss. They pointed out that Trulicity, an injectable, is very easy to use and 

has one of the best adherence rates in the industry. They did have a very high gross-to-net on Mounjaro due to co-

pay cards, and have seen some drop in new prescriptions as they increase the amount patients need to pay. But, 

overall, they do not expect to see a financial impact, as more patients are being covered by insurance. In terms of the 

obesity indication, which is not broadly reimbursed currently, they hope to demonstrate hard outcomes in multiple co-

morbidities, including sleep apnea, heart failure, kidney disease, and others. They noted that the Treat and Reduce 

Obesity Act, to expand Medicare coverage to obesity, could also be a factor. They did not have much additional to say 

when asked about obesity as a potentially significant cash-pay market. The oral GLP-1 could be an option for patients 

who do not need as much weight loss, and the injectable triple agonist for those who need more. While the large 

market is drawing in additional competitors (beyond their long-time rival Novo Nordisk), they noted that their depth of 

expertise, reputation, and relationships with prescribers in diabetes, which overlaps obesity, should not be 

underestimated.  
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In Alzheimer's disease, while competitor lecanemab has had strong data, Skovronsky indicated that it helps support 

the notion that drugs that are more effective in clearing plaque have better clinical results, so they are excited to see 

data from their own donanemab in mid-2023. He acknowledged, though, that there are no guarantees. In terms of 

reimbursement, where Medicare had issues with Aduhelm due to efficacy issues, he said newer data from lecanemab 

have been helpful, but they still need to encourage Medicare to change their position. Still, once they have full 

approval, they expect full reimbursement. In terms of the infrastructure of the market, while there are PET scans, they 

have a blood test that they hope to launch in the same period as their drug. Since the market is so large and new, the 

issue is not so much about competing with other drugs as building the market. Still, they think they have an advantage 

of every-four-week dosing and an approach of only dosing until the amyloid plaque is gone, so patients do not have to 

stay on the drug, with many possibly needing less than a year of therapy. They believe the most important segment 

for treatment down the line is secondary prevention – patients who have pathological changes but not yet symptoms – 

though readouts for that may only come in four to five years.  

 

For the early-to-mid-stage pipeline, Skovronsky was excited about their PD-1 agonist in rheumatoid arthritis, which he 

felt had remarkable efficacy in a small proof-of-concept trial. They also have a number of mechanisms in oncology that 

they are working on.  

 

In order to build the pipeline further, Ashkenazi indicated that they fortunately are not in a position of need, so would 

not look for a large acquisition. But they are looking where they can supplement their pipeline with best- or first-in-

class assets in their core therapeutic areas or new modalities. It is more difficult to get value in late-stage deals, so this 

will probably be skewed to earlier-stage ones, where they can add value through their development engine and 

expertise.  

Johnson & Johnson (JNJ) 

Joaquin Duato, who has been CEO of Johnson & Johnson for approximately one year, gave a fireside chat at this 

year’s JP Morgan conference. He started by noting that Johnson & Johnson will be separated into two publicly traded 

companies: a new consumer health company, which will be launched in 2023 following an IPO and will be named 

Kenvue; and the new Johnson & Johnson focused on pharmaceuticals and medical technology. He noted that in the 

nine months ending September 2022, the pharmaceutical and medtech sectors of the company had revenue growth 

of 8% and 6%, respectively. The new Johnson & Johnson expects revenues to reach $60bn by 2025, even with the 

loss of exclusivity of Stelara in 2023. The bulk of this growth will come from label expansions and increased market 

share from already approved products, with Duato specifying the following four areas: Darzalex for multiple myeloma 

(driven by growth in first-line market share), Tremfya for psoriatic arthritis and psoriasis (with label expansions into 

Crohn’s disease and ulcerative colitis, with data expected in 2023 and 2024, respectively), the pulmonary arterial 

hypertension portfolio (Uptravi and Opsumit), and Erleada, an oral androgen receptor antagonist for prostate cancer. 

Duato noted that Erleada is approved for metastatic castrate-sensitive prostate cancer and for non-metastatic 

castrate-resistant prostate cancer. Label expansions are planned for high-risk, localized or locally advanced prostate 

cancer, with one Phase III study expected to read out in 2023 (ATLAS, enrolling patients undergoing radiation 

therapy), and another expected to read out in 2024 (PROTEUS, enrolling patients who are candidates for 

prostatectomy).  

 

Duato also named five newly approved or pipeline drugs that are expected to reach peak sales of $5bn: Carvykti, a 

BCMA-directed CAR-T therapy; lazertinib combined with Rybrevant for first-line EGFR-mutant non-small cell lung 

cancer (the Phase III MARIPOSA trial is comparing the combination to Tagrisso, with a read out expected in 2024 and 

the potential for an interim analysis in 2023); nipocalimab, an FcRn antagonist for autoantibody mediated diseases 

(Phase III trials are ongoing for autoimmune hemolytic anemia, rheumatoid arthritis, and myasthenia gravis, with read 

outs expected in 2023 for the first two and 2024 for the third); Taris, a drug-eluting device which is implanted in the 

bladder by cystoscopy and which is in Phase III development (in the trial, Taris is releasing gemcitabine and is named 

TAR-200); and milvexian, an oral anticoagulant (factor XIa inhibitor) which is being developed in partnership with 

Bristol Myers Squibb and is expected to move into Phase III trials for three indications (atrial fibrillation, acute coronary 
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Large Cap 

Alnylam Pharmaceuticals (ALNY) 

The Alnylam presentation highlighted its continued commercial and pipeline success, noting it is poised to be a top-

tier biotech, as the leader in advancing RNAi as a whole new class of medicines, which by targeting the human 

genome expands the ability to fight human disease. On the commercial front, while not yet profitable, the company 

pre-announced that preliminary 2022 net product revenue grew by 35% to $894m, which is slightly above consensus 

estimates. The company maintained a strong financial position, with $2.2bn in cash at year-end. CEO Yvonne 

Greenstreet said they believe that 2033 will have a number of milestones that will help the company in its five-year 

strategy to drive growth, which as noted in the past, includes at least 40% revenue CAGR through 2025 and achieving 

sustainable non-GAAP profitability.  

 

Much of the 2022 growth came from its TTR franchise. While officials in the Q&A session acknowledged that patients 

were switching from their initially approved IV option, Onpattro, to their more convenient quarterly subcutaneous 

product, Amvuttra, approved in 2022, they pointed out that Amvuttra was substantially growing the franchise, doubling 

the number of new patients in Q4 2022 relative to past quarters with Onpattro. They noted that the quarterly dosing 

was quite well received, setting the drug apart from competitors, and while Amvuttra's biannual dosing data is one of 

the 2023 catalysts, they said biannual dosing would be nice to have but is not a “must have”. They also have an 

annual candidate in the pipeline from their KARDIA platform, with Phase I data expected late this year. One of their 

main catalysts in 2023 is an expected FDA supplemental approval of Onpattro in ATTR amyloidosis with 

cardiomyopathy, based on the APOLLO-B study of functional measures. Officials in the Q&A thought it would be a 

standard review, but felt it was difficult to say whether the agency would require an advisory committee meeting, 

though they felt the data was strong. They thought it was unlikely that the FDA would delay approval until actual 

clinical outcomes from Amvuttra's larger study in that indication, expected in early 2024, given that the agency had 

agreed on Onpattro's trial design. In the presentation, Greenstreet highlighted improvements in biomarker-based 

disease progression from APOLLO-B that bode well for Amvuttra's study. An oral agent, Vyndaqel/Vyndamax 

(tafamidis), is already approved for the indication based on a clinical outcomes study, which has raised questions how 

Alnylam's drugs will be used, though Greenstreet reiterated what the company has said in the past, that there is still a 

significant unmet need. Officials did not really answer a question about how they may approach pricing once tafamidis 

becomes generically available, especially in Europe where it was first approved.  

 

In addition to the commercial assets, Greenstreet highlighted their robust pipeline across more than a dozen 

programs in various stages of development. She pointed to the company's modular, reproducible approach, and 

reiterated, as in past presentations, that it led to a substantially higher probability of success than the industry 

average. For many of the candidates, the company has retained rights or has 50:50 options, though Greenstreet 

indicated in the Q&A that they need to be open to different options as they expand beyond rare/specialty diseases to 

more prevalent conditions, which was another growth driver that was featured. Greenstreet highlighted Phase I 

zilebesiran data in hypertension, announcing that enrollment in the Phase II monotherapy KARDIA-1 study was 

complete, with data for it and the combination KARDIA-2 study expected in 2023. The company has already partnered 

a dyslipidemia drug, Leqvio, approved in late 2021, and other prevalent diseases being targeted include NASH and 

diabetes. Greenstreet also highlighted partnered programs for ALN-HBV02 in hepatitis, with additional Phase II 

readouts expected in 2023; fitusiran for hemophilia, which has struggled due to safety issues but has additional Phase 

III data for lower doses expected in 2023 and a submission in 2024; and cemdisiran/pozelimab for complement-

mediated disease.  

 

Another substantial company focus is expansion to diseases that require delivery of RNAi in locations other than the 

liver. In this regard, Greenstreet said a major highlight for 2023 will be the first clinical data for an RNAi in the CNS, 

ALN-PP, which targets APP production to treat Alzheimer's disease and/or cerebral amyloid angiopathy. The Phase I 

data in early-onset Alzheimer's disease will involve safety, target engagement, and biomarkers – and it will help to de-

risk their approach to targeting the CNS. Greenstreet was encouraged by the success of other approaches that have 
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supported the amyloid hypothesis as the cause of Alzheimer's disease, but said that Alnylam's RNAi approach has the 

advantages of switching off APP at the source, targeting both intracellular and extracellular levels, and impacting 

various fragments. It does, however, require intrathecal administration, so durability will also be important to see.  

 

Overall, 10 clinical readouts from their programs are expected in 2023, which along with other goals, should make it 

another interesting year for the company.  

Amgen (AMGN) 

Amgen chairman and CEO Robert Bradway began by highlighting the company’s successful portfolio of products 

across a range of diverse indications. He noted that, broadly, the business was characterized by innovative medicine, 

with several first-in-class medicines to treat cancer, inflammatory diseases, and areas of general medicine like heart 

attack, stroke, and obesity. As in past years, Bradway declared the company’s resilience to market pressures, this 

time faced with the challenges associated with the Inflation Reduction Act. Amgen’s confidence in this environment 

stems from their ability to see volume-driven growth in a climate of declining prices and established manufacturing 

capabilities. The presentation covered the company’s core areas, with the tagline that six programs were de-risked, 

moving into Phase III or registration-enabling trials in the past year.  

  

In inflammation, Bradway declared first-in-class Tezspire a pipeline-in-a-product opportunity, with a year of sales 

under its belt in asthma. The lifecycle management strategy involves a large, but risky, opportunity in COPD, with 

smaller and nearer-term prospects in other inflammatory diseases like nasal polyps and eosinophilic esophagitis. The 

OX40-targeted Phase III rocatinlimab program in atopic dermatitis was also called out. Another topic of discussion was 

the success of expanding Otezla’s label to include patients with mild psoriasis. The CEO believes it will hold up in the 

face of competitive oral psoriasis TYK2 inhibitors.   

  

From oncology, bemarituzumab’s evaluation as a first-line treatment in gastric cancer was highlighted, along with a 

potentially registration-enabling Phase II study of tarlatamab in the difficult-to-treat small cell lung cancer indication. 

Positive survival data were reported on Blincyto at ASH, which is being explored as a subcutaneous formulation. 

Meanwhile, Lumakras continues to perform well on the market.  

  

Cardiovascular and obesity drugs were grouped into a general medicine category. Bradway emphasized open-label 

extension data from Repatha showing the LDL-lowering drug’s role in preventing heart attack and stroke with up to 

8.6 years of follow-up. The Phase III study evaluating Lp(a)-targeted olpasiran study has seen tremendous demand 

since initiating enrollment in Q4. And, despite being early-phase, AMG 133 has garnered a lot of attention on Phase I 

data, with a Phase II study now enrolling. The CEO teased the JP Morgan audience with reference to several 

genetically guided preclinical-stage assets related to the AMG 133 program that will create an entire obesity 

franchise.  

  

Beyond Amjevita, which is set to launch on 31 January to provide competition to mega blockbuster Humira, Bradway 

underscored positive Phase III data from biosimilar versions of Stelara, Eylea, and Soliris. The company will continue 

to invest in internal and external innovation, illustrated in the prior 12 months (through Q3) by $4bn investment in R&D 

and acquisitions of ChemoCentryx and announcement of the Horizon acquisition. $1bn in capital expenditures was 

driven by the construction of US manufacturing facilities. The company expects to continue the trend of both internal 

and external innovation.   

Bayer (BAYN) 

Bayer announced a 3% increase (currency- and portfolio-adjusted) in sales growth, marking a lesser increase than 

last year when it presented a 7% increase. Nonetheless, it was highlighted that this growth has emerged despite 

multiple headwinds the company has experienced, including inflation, supply chain disruption, and increasing 

reimbursement and pricing pressure across the globe. This growth was driven by several core assets across various 

therapy areas, namely oncology and cardiovascular diseases.  
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Nubeqa, an agent approved for non-metastatic castration-resistant prostate cancer and one of Bayer’s most profitable 

assets, has seen sales more than double from 2021 to 2022, and has received an approval in combination with 

chemotherapy for the metastatic hormone-sensitive prostate cancer (mHSPC) setting, which is expected to further 

drive growth. Bayer estimated that it could become a €1bn asset by 2024, with overall peak sales potential reaching 

over €3bn. The company aims to get Nubeqa approved as a monotherapy in mHSPC by 2024, with a second label 

expansion into the lucrative adjuvant prostate cancer setting expected in 2027. The adjuvant setting is particularly 

lucrative due to its large population size; an approval here will most certainly boost Nubeqa’s sales. Bayer’s 

presentation also highlighted the recent success of Kerendia, their non-steroidal mineralocorticoid receptor antagonist 

approved for diabetic nephropathy, with sales in 2022 estimated to reach over €100m. The company hopes to expand 

the label of Kerendia to include heart failure with mildly reduced/preserved ejection fraction (HFmrEF/HFpEF) by 

2024, and chronic kidney disease by 2025.  

 

Additional launches are expected to drive growth later in the decade, including elinzanetant for vasomotor symptoms 

associated with menopause, and asundexian for atrial fibrillation and non-cardioembolic ischemic stroke. Various 

other oncology assets are being studied in early-phase trials, which will hopefully yield positive results and approvals 

towards the start of the 2030s. However, the main growth driver will be sales and label expansions of currently 

approved assets either marketed solely by Bayer or through a partnership; Nubeqa and Kerendia were named in the 

presentation as particularly crucial growth drivers.  

 

Looking further forward, Bayer is investing in new gene and cell technologies, with the goal to establish themselves 

further in the CNS therapy area, targeting indications such as Parkinson’s disease and Huntington’s disease. Early-

phase trials are beginning to investigate various assets in these diseases, funded by 25% of the company’s global 

R&D budget in 2023.   

BioMarin Pharmaceutical (BMRN) 

BioMarin’s opening remarks centered on celebrating its novelty and profitability, as well as growing the business base 

away from their traditional enzyme-based therapies. The initial spotlight was on the new entry, Voxzogo (vosoritide), 

an analog of C-type natriuretic peptide, for achondroplasia, which has been BioMarin’s most successful launch so far, 

with an expected revenue of $169m in its first year of launch. From Q3 2021 to Q3 2022, the company experienced 

double-digit revenue growth, with a 12% increase from $1.4bn to $1.6bn. The continued uptake of Voxzogo and the 

launch of Roctavian, the first gene therapy for hemophilia A, are expected to account for 50% of the company's 

revenues by 2025 ($4bn to $5bn overall). The presentation reflected on the continued growth of its core products, 

including Naglazyme (galsulfase for mucopolysaccharidosis type VI), Palynziq (pegvaliase for phenylketonuria), and 

Brineura (cerliponase alfa for neuronal ceroid lipofuscinosis type 2), which have experienced CAGRs of 3%, 169%, 

and 48%, respectively, during 2018–21.  

 

Expansion opportunities for both Voxzogo and Roctavian were discussed in detail. To date, Voxzogo has carved out a 

niche in 32 active markets, with over 1,000 children treated by the end of 2022, with plans to increase the target 

population from 17,000 to 18,000 with additional label expansions in treating a younger pediatric population. 

Roctavian’s European launch plans have been announced, with the first patient expected to be dosed in Germany in 

the upcoming weeks following outcomes-based reimbursement negotiations to minimize the risk of non-responders. 

Italy and France are the next targeted markets in the 5EU, with launches expected in H2 2023. As to Roctavian’s US 

approval, the PDUFA action date of March 2023 is still set; the FDA completed the pre-licensing inspection of the 

manufacturing facility in December 2022, clinical site inspections are scheduled, and the requested Phase III follow-up 

data are to be submitted to the FDA in the coming weeks. Furthermore, BioMarin has disclosed that they have been in 

discussions with US insurers and that the most recent ICER assessment value of Roctavian stands at $2.5m per dose. 

BioMarin is interested in growing Roctavian’s patient population to include those with prior and active fVIII inhibitors, 

patients with pre-existing adeno-associated virus antibodies, and the pediatric population aged 15–17 years, which 

could lead to more than doubling the initial revenue aims of $14bn to $32bn. Furthermore, BioMarin has begun 
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Vertex Pharmaceuticals (VRTX) 

Vertex Pharmaceuticals is a frontrunner in the cystic fibrosis (CF) treatment space, and CEO Reshma Kewalramani 

commenced the presentation by announcing that the company has successfully launched four approved medicines in 

CF, which are estimated to have generated $8.8m–$8.9m in revenue in 2022, with one of them being market leader 

Trikafta. Kewalramani went on to discuss how Vertex’s differentiated business model has focused on reinvestment 

and limiting expenses, which has created a robust pipeline outside CF. Vertex has eight programs in mid- or late-stage 

development across a variety of multi-million-dollar markets including sickle cell disease, type 1 diabetes, acute pain, 

APOL1-mediated kidney disease, and alpha-1 antitrypsin deficiency. It anticipates five potential new launches from 

these programs in the next five years.   

 

Vertex has captured the majority of the CF market with its cystic fibrosis transmembrane conductance regulator 

(CFTR) modulator program. Its top-selling blockbuster drug, Trikafta, has captured more than 90% of the addressable 

CF market. Vertex has also won additional approvals in younger patient populations for Trikafta and its three other CF 

drugs, Orkambi, Symdeko, and Kalydeco, in recent years. Kewalramani then disclosed how Vertex aims to address 

the ~5,000 patients who are unable to benefit from a CFTR modulator through a partnership with Moderna. VX-522 is 

an mRNA therapy in development for CF patients who do not make any CFTR protein and thus are untreatable by 

CFTR modulator therapy. It is currently in Phase I development and has received fast track designation from the FDA. 

Furthermore, Vertex expects Phase III studies investigating the vanzacaftor triplet to conclude in 2023, which a launch 

thereafter.   

 

Aside from CF, Vertex’s potential near-term launches for sickle cell disease, beta thalassemia, and acute pain were 

discussed. Exa-cel, an autologous, ex-vivo, one-time CRISPR/Cas9 gene-editing therapy for sickle cell disease and 

beta thalassemia is in pivotal Phase II/III development in both indications. Exa-cel aims to edit a person’s 

hematopoietic stem cells to produce fetal hemoglobin which then switches to the adult form of hemoglobin. A 

regulatory submission was completed at the end of 2022 in the EU and UK for both diseases, and the rolling 

submission in the US is expected to complete by the end of Q1 2023. Furthermore, VX-548 is a small molecule in 

Phase III development for acute pain, a multi-billion-dollar market where there remains a high unmet need for non-

opioid-based treatments. Vertex aims to complete development of VX-548 by the end of 2023 or early 2024.   

 

Kewalramani concluded the presentation with a summary of Vertex’s earlier-stage pipeline. Of note were inaxaplin for 

the treatment of APOL1-mediated kidney disease, and VX-880 and VX-264 for type 1 diabetes.   

Mid Cap 

Acadia Pharmaceuticals (ACAD) 

Acadia Pharmaceuticals CEO Steve Davis started his presentation by outlining the strategic priorities for the company, 

which focus on four marketed and pipeline assets. These comprise its well-established drug Nuplazid for Parkinson’s 

disease (PD) psychosis, and its pipeline assets trofinetide for Rett syndrome, Nuplazid for the negative symptoms of 

schizophrenia, and ACP-204 for Alzheimer’s disease psychosis. Going forward, Acadia expects to shift its focus from 

psychiatry more towards neurology and rare CNS disorders.  

 

The use of Nuplazid for treating PD psychosis generated annual revenues of over $500m in 2022. The patient 

population has been significantly reduced by the pandemic, but the franchise has been cash flow-positive and 

profitable since 2019. In-office visits, however, remain below pre-pandemic levels (~75% of the Nuplazid business). 

Medicare negotiation is not expected to impact Nuplazid in this indication. Potential growth catalysts include a 

significant and sustained improvement in PD post-pandemic market dynamics, and three papers that have been 

released with real-world evidence supporting the use of Nuplazid in PD psychosis. These papers highlight lower 

mortality rates and lower rates of all-cause hospitalizations among patients taking Nuplazid compared to those taking 

atypical antipsychotics.   
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Acadia is preparing for the launch of trofinetide, which would be the first FDA-approved treatment for Rett syndrome. 

The PDUFA date has been scheduled for March 2023, and the company’s mid-cycle review meeting with the FDA 

suggested that everything is on track. The NDA, which was submitted in July 2022, is primarily supported by the 

positive Phase III LAVENDER trial results, where trofinetide showed statistically significant improvements in symptoms 

across both co-primary endpoints. Key pre-launch initiatives for trofinetide are under way, which include driving 

disease state awareness and education, hiring a rare disease commercial team, and building support services for the 

Rett syndrome community.   

 

Investigators are targeting significant unmet need within the schizophrenia market by developing Nuplazid for 

negative symptoms, for which there are currently no FDA-approved treatments. In the pivotal US-based ADVANCE-1 

Phase II trial, Nuplazid met the primary endpoint by significantly improving symptoms. Statistical significance was 

limited to the primary endpoint, with the secondary endpoint unable to yield the same positive results, which may have 

been due to the dose ranges assessed. Based on the results of ADVANCE-1, Acadia is pursuing the optimal 34mg 

dose in the second pivotal study, ADVANCE-2, which is a Phase III trial based in Europe. Enrollment into ADVANCE-2 

is expected to be completed by mid-2023, with a topline results readout expected in H1 2024.   

 

In the earlier stages of Acadia’s portfolio, ACP-204 is in Phase I development for Alzheimer’s disease psychosis. 

Investigators are leveraging their familiarity with Nuplazid and its favorable safety profile to develop ACP-204, as both 

drugs have a similar mechanism of action. They aim to minimize or eliminate QT elongation signals, or prolonged 

ventricular repolarization, which is an issue with Nuplazid currently. The presenter stated that, based on the Phase I 

data to date, this seems to have been achieved. The company also aims to maximize ACP-204’s efficacy profile and 

improve the onset of action. Phase I results are expected in H1 2023, and the plan is to start the first trial in 

Alzheimer’s disease patients this year.  

Akero Therapeutics (AKRO) 

Akero Therapeutics CEO and president Andrew Cheng, as anticipated, focused the company’s presentation on its 

sole candidate efruxifermin, a human fibroblast growth factor 21 (FGF21) analog in development for non-alcoholic 

steatohepatitis (NASH). Cheng kicked off the presentation by emphasizing how the company’s strong 2022 

performance set the stage for future success. Most notably, the data readout from the placebo-controlled HARMONY 

study of efruxifermin in non-cirrhotic (F1–F3) NASH patients affirmed Akero’s strong position among its competitors, 

including Galmed Pharmaceuticals’ aramchol meglumine, Inventiva Pharma’s lanifibranor, Intercept Pharmaceuticals’ 

obeticholic acid, and Madrigal Pharmaceuticals’ resmetirom. In the HARMONY study, efruxifermin demonstrated 

statistically significant responses on both key endpoints: a ≥1-stage improvement in fibrosis without worsening of 

NASH; and NASH resolution without worsening of fibrosis.   

 

In addition, Cheng noted that efruxifermin received breakthrough therapy designation from the FDA in December 

2022, making it the only NASH candidate to obtain three rare disease designations in both the US and EU (the FDA’s 

fast track designation and EMA’s PRIME designation). Cheng asserted that by receiving all three designations, 

efruxifermin should enjoy enhanced regulatory support from US and EU regulators. The company expects an end-of-

Phase II meeting with the FDA in March 2023, which will provide feedback on a proposed Phase III clinical program 

leading towards approval.  

 

The biggest catalyst for Akero in 2023 is without doubt the upcoming readout in Q4 2023 for the Phase IIb 

SYMMETRY study, a trial evaluating efruxifermin in compensated cirrhosis (F4) NASH patients. Given the notorious 

difficulty in treating the more advanced stage F4 patients, positive results for efruxifermin could enable expansion into 

a broad pivotal Phase III program, which could include this population with high unmet need. Furthermore, 

SYMMETRY’s larger sample size and longer dosing duration could provide a more robust set of data and support the 

drug’s mechanism of action.  
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In his closing remarks, Cheng highlighted that the company is well poised financially, with approximately $374m cash 

on hand as of Q3 2022, giving Akero a cash runway into 2025. Cheng recognized that the cash runway should be 

sufficient to fund clinical development of efruxifermin, but additional fund-raising activities and partnerships are 

necessary to reach commercialization. With anticipated readouts for SYMMETRY’s F4 patient population and 

HARMONY’s updated biopsy data, along with pivotal Phase III program guidance, all expected in 2023, Akero 

Therapeutics rounded out the presentation by marking the year as an important inflection point for the company.  

Alkermes (ALKS) 

Alkermes chairman and CEO Richard Pops led the presentation by discussing the evolution of the company from its 

current operation as a multi-faceted company to the intended separation of the oncology business. Pops outlined 

three main business priorities for 2023, as well as the value propositions in neuroscience and oncology, post-

separation. 

  

Driving the launch of Lybalvi, the once-daily, oral atypical antipsychotic composed of olanzapine (an established 

antipsychotic agent) and samidorphan (a new chemical entity) is the company’s top priority. Alkermes plans to build 

on the momentum from its initial US Q4 2021 launch as a treatment option for adults with schizophrenia or bipolar I 

disorder. The 2023 commercial focus will continue to drive prescriber breadth and expand patient access through 

execution of a disciplined payer contracting strategy. The company plans to raise awareness by launching direct-to-

consumer advertising campaign for bipolar I disorder through digital and broadcast channels.  

 

The second priority for Alkermes this year is to leverage the well-defined opportunity of orexin dysfunction in 

narcolepsy and other sleep disorders. The goal is to advance its orexin 2 receptor agonist (ALKS 2680), targeting 

clinical proof-of-concept data by year-end. A Phase I single ascending dose study is ongoing, and a multiple 

ascending dose study is expected to start in Q1 2023. Initiation of a Phase Ib proof-of-concept study is anticipated for 

H1 2023, with preliminary data expected by year-end. 

 

The third business priority for Alkermes in 2023 is to spin off its oncology business into an independent, pureplay, 

development-stage oncology company. This investment strategy is anchored by the potential medical and economic 

value of nemvaleukin alfa, a first-in-class IL-2 variant immunotherapy. Potential registration-enabling studies are under 

way in mucosal melanoma and platinum-resistant ovarian cancer, each with FDA fast track designation. Since 

oncology incurs the highest R&D expenses, the separation is expected to enhance profitability. Post-separation, 

Alkermes will be positioned as a pureplay, commercial-stage neuroscience company building on established 

commercial capabilities in psychiatry and addiction (Vivitrol, Aristida, Lybalvi), complex manufacturing capabilities, 

and an early-stage neuroscience pipeline.  

Arrowhead Pharmaceuticals (ARWR) 

Ahead of its JP Morgan presentation, Arrowhead Pharmaceuticals disclosed a topline readout from SEQUOIA, a 

placebo-controlled Phase II study of fazirsiran in alpha-1 antitrypsin deficiency-related liver disease. Fazirsiran (ARO-

AAT) is an investigational RNA interference (RNAi) therapy designed to reduce the production of mutant alpha-1 

antitrypsin protein. In 2020, Takeda and Arrowhead entered into a collaboration and licensing agreement to jointly 

develop fazirsiran to treat alpha-1 antitrypsin deficiency-related liver disease. In SEQUOIA, fazirsiran demonstrated 

dose-dependent mean reductions in serum mutant alpha-1 antitrypsin protein (Z-AAT) concentration at week 48 of 

74%, 89%, and 94%. In contrast, patients receiving placebo who had baseline fibrosis (n=9) saw no meaningful 

changes from baseline in serum Z-AAT. Despite this, on METAVIR fibrosis, 50% of patients on fazirsiran had 

improvement of ≥1 point, while 38% of patients on placebo experienced similar improvement, nearly matching the 

treatment arm. In a hopeful tone, Arrowhead’s CEO and president Christopher Anzalone reassured investors during 

the presentation that the heightened placebo response is a result of the small sample size and the accompanying 

known variability on histologic fibrosis assessment. Furthermore, Takeda’s Phase III program will enroll a larger 

sample size which could remove variability.  
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As expected, the remainder of the presentation focused on Arrowhead’s cardiometabolic and pulmonary pipeline. The 

company management remains confident that Arrowhead is on track for its 20 in 2025 initiative, which denotes 20 

therapies either in clinical stage or at market stage in 2025. Currently, Arrowhead’s pipeline comprises of 12 ongoing 

clinical programs, with six partnered programs and six wholly owned programs, along with two to three new clinical 

trial application filings expected annually for pipeline expansion. Within the cardiometabolic space, ARO-ANG3 and 

ARO-APOC3 remain the key assets for Arrowhead. With ARO-ANG3, an injectable RNA interference RNAi agent that 

degrades the mRNA for angiopoietin-like protein 3, management is focusing on familial hypercholesterolemia, with 

separate Phase III studies for HoFH and HeFH. On the other hand, for ARO-APOC3, which is designed to reduce 

production of apolipoprotein C-III, Arrowhead is approaching the familial chylomicronemia syndrome, severe 

hypertriglyceridemia, and mixed dyslipidemia markets simultaneously.   

 

Shifting gears into pulmonary indications, Arrowhead discussed three candidates, ARO-RAGE, ARO-MUC5AC, ARO-

MMP7, which are in clinical stage for asthma, chronic obstructive pulmonary disease (COPD), and idiopathic 

pulmonary fibrosis (IPF), respectively. Management emphasized that given Arrowhead’s position as a pioneer as an 

RNAi company in the pulmonary space, these programs will generate value for investors. Early data readouts for ARO-

MUC5AC and ARO-RAGE are expected in the first half of 2023 and will potentially serve as proof-of-concept data to 

de-risk this franchise.   

 

Closing out the presentation, management highlighted a catalyst-rich 2023 with multiple readouts across its pipeline, 

notably 12-month biopsy data for the SEQUOIA study of fazirsiran, Phase II data for ARO-ANG3 and ARO-APOC3, 

and non-alcoholic steatohepatitis (NASH) data for JNJ-75220795. New clinical studies are expected to start across 

2023, including new trial initiations for ARO-ANG3, ARO-APOC3, fazirsiran, JNJ-75220795, ARO-C3, ARO-RAGE, 

ARO-MMP7, and ARO-MUC5AC. Finally, ARO-DUX4 is planned to be Arrowhead’s first facioscapulohumeral muscular 

dystrophy program to enter the clinic in 2023.   

 

Financially, as of its recent filing, Arrowhead’s pro forma cash and investments total about $730m, including a recent 

transaction with Royalty Pharma, giving the firm approximately a $4bn market cap. While the company is confident of 

its funding position, Arrowhead’s shares tumbled ahead of the presentation given the mixed readout of SEQUOIA. 

Nevertheless, if Arrowhead can placate investors with its differentiated cardiometabolic pulmonary portfolio and by 

de-risking its assets with further data, the company can enjoy considerable opportunities for growth.  

Ascendis Pharma (ASND) 

Ascendis Pharma’s CEO Jan Moller Mikkelsen provided an overview of the 2023 plan for the company’s rare disease 

programs, which are centered around its TransCon controlled-release pro-drug technology. Mikkelsen stated that 

their approach allows well-established parent drugs to be delivered in a sustained manner, offering potential benefits 

in efficacy, safety, tolerability, and convenience. The broader vision for the company includes the new and expanded 

commercialization of its assets targeting growth hormone deficiency, hypoparathyroidism, and achondroplasia by 

2025. In addition, Ascendis is exploring ophthalmology indications that could benefit from the TransCon technology, 

and the company will also move two drug candidates into Phase II for oncology indications.  

 

Mikkelsen purported that the data for Skytrofa (lonapegsomatropin-tcgd), a once-weekly treatment for pediatric 

growth hormone deficiency (GHD), suggest their product is best in class and could offer benefits in body composition, 

cardiovascular disease, fractures, and mental health on top of increases in height. The successful US 

commercialization of this product could be followed up with European approvals in 2023 and expanded labels for 

other populations.  

 

Similarly, the New Drug Application submitted to the FDA for TransCon PTH to treat adult patients with 

hypoparathyroidism could be approved in April 2023, with European approval expected later in the year. Current 

management of hypoparathyroidism consists of calcium supplements and active vitamin D or analogs, with only one 

approved parathyroid hormone (PTH) replacement product, Takeda’s Natpara, but this product is being withdrawn 

from the market in 2024, leaving a high unmet need. The FDA has awarded TransCon PTH priority review, and 
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enrollment is open for an expanded access program in the US. In addition, new guidelines recommend PTH 

replacement in patients with suboptimal control of their hypoparathyroidism suggesting a positive commercial outlook 

for TransCon PTH, if approved. Development of TransCon CNP, which demonstrated positive data in the Phase II 

AccomplisH trial of children with achondroplasia in 2022, is expected to culminate in approval in 2025.  

 

There is also high potential for TransCon technology use in ophthalmology, as intravitreal treatments represent “an 

established, well-understood, and high-value therapeutic area, characterized by high unmet medical need”, according 

to Mikkelsen. Many anti-vascular endothelial growth factor (VEGF) treatments require frequent injections, making a 

long-acting approach highly desirable. Moreover, TransCon could provide better outcomes owing to the continuous 

local delivery of unmodified proven compounds.  

 

With recent successful launches, increasing revenues, and potentially best-in-class drug candidates in clinical 

development, Mikkelsen is confident that Ascendis is set to become a “sustainable, profitable global biopharma 

company”.  

Beam Therapeutics (BEAM) 

Beam Therapeutics, a precision genetic medicine company, was presented by Pino Ciaramella, the company’s chief 

scientific officer, at this year’s JP Morgan conference. Beam reiterated the company’s 2022 significant achievements 

including the Phase I/II BEACON trial initiation of BEAM-101 in sickle cell disease (SCD), along with an IND filing for 

BEAM-201 in acute lymphoblastic leukemia, and preclinical studies under way for BEAM-301 to treat glycogen 

storage disease type Ia (GSDIa). Alongside, the company also provided a roadmap for 2023 with a review of its 

ongoing strategic partnerships with other companies, including Pfizer and Sana.  

 

BEAM-101 is a clinical base editing program with the potential to increase fetal hemoglobin to treat SCD. Beam plans 

to complete enrollment in the sentinel cohort and initiate enrollment in the expansion cohort of BEACON in 2023, with 

a data readout expected in 2024. For BEAM-301, a base editing technology targeting the liver, a regulatory filing is 

planned in late 2023 to early 2024. The company reiterated how GSDIa continues to be a high unmet medical area 

with severe consequences on a patient’s quality of life. Beam’s second base editing program, nominated in 2022, 

BEAM-302, aims to focus on E342K mutation, which affects around 60,000 to 100,000 individuals in the US. A 

regulatory filing for BEAM-302 is also expected in early 2024. Beam provided an update on the BEAM-201 program 

with the goal to bring the therapy into a clinical trial in mid-2023.  

 

Despite the sickle cell gene editing space being crowded, Beam emphasized its development of a next-generation 

editing technology and believes that BEAM-101, with its high level of editing, will be long term and competitive. With 

an active 2023 ahead, Beam will continue to focus its efforts on advancing its pipeline, most notably progressing the 

BEACON trial to generate data, with a readout expected in 2024.  

Cerevel Therapeutics (CERE) 

Since its launch in 2018, when Pfizer spun out a portfolio of pre-commercial neuroscience assets, Cerevel 

Therapeutics has developed a robust pipeline of programs to address devastating diseases such as schizophrenia, 

Alzheimer’s disease psychosis, epilepsy, panic disorder, and Parkinson’s disease. Chairman and CEO Tony Coles 

discussed the momentum the company has gained through its differentiated approach to precisely identify and target 

the neurocircuitry that underlies a given neuroscience disease while minimizing undesirable off-target effects.   

  

Emraclidine, an M4-selective positive allosteric modulator (PAM) in development for schizophrenia and Alzheimer’s 

disease psychosis, has the potential to become a best-in-class treatment. The FDA has granted fast track designation 

for the treatment of hallucinations and delusions associated with Alzheimer’s disease psychosis in recognition of 

unmet medical need. The Phase I MAD trial is under way to inform future development of emraclidine as a once-daily 

dosing option without need for titration, addressing the limited compliance issues of traditional treatments. Recently 
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published topline data from a Phase Ib clinical trial of emraclidine in adults living with schizophrenia indicated positive 

ambulatory blood pressure monitoring data, and final readouts from two Phase II trials are expected in H1 2024.  

  

Darigabat is an α2/3/5-selective GABAA receptor positive allosteric modulator currently under development for 

epilepsy and panic disorder. Compared with benzodiazepines, darigabat has the potential to provide a chronic 

treatment option for focal epilepsy with an improved tolerability profile. Data from the Phase II proof-of-concept 

epilepsy trial (REALIZE) are expected in mid-2023. Based on the positive topline results reported in February 2022 for 

the Phase I trial of darigabat in acute anxiety, Cerevel has selected panic disorder as the second indication for 

development for darigabat. A Phase II panic disorder trial is expected to initiate in Q2 2023.  

Current treatments for Parkinson’s disease demonstrate a substantial unmet need. Cerevel is developing tavapadon, a 

potential first-in-class D1/D5 selective partial agonist for Parkinson’s disease, as both monotherapy and adjunctive 

treatment. All three of Cerevel’s Phase III trials as monotherapy (early-stage) and adjunctive (late-stage) in Parkinson’s 

disease (TEMPO-1, -2, and -3) are ongoing, along with the corresponding open-label extension trial (TEMPO-4).  

  

Coles wrapped up the presentation by highlighting Cerevel’s rapidly advancing programs and potential first-in-class 

treatment options that will propel the company forward. The company’s consistent, rapid advancement is supported 

by important data catalysts expected in the next 18–24 months, as well as a strong balance sheet sustaining the 

company’s operations into 2025.   

Cytokinetics (CYTK) 

Cytokinetics’ chief executive officer Robert Blum set out the 2023 strategic intentions for the company. Cytokinetics is 

committed to bringing new medicines to market for cardiovascular and neuromuscular diseases, with a research 

focus on muscle biology, specifically the structure of the sarcomere, which utilizes myosin for muscle contraction. It is 

the first company to industrialize the structure of the sarcomere for high-volume drug discovery, with lead compounds 

including the two cardiovascular drug candidates omecamtiv mecarbil for heart failure and aficamten for hypertrophic 

cardiomyopathies (HCMs), in addition to reldesemtiv for amyotrophic lateral sclerosis (ALS).   

 

Cytokinetics is aiming to become the leading company in specialty cardiology and intends to begin building a 

franchise in 2023 by creating an infrastructure that can support the potential launch of both omecamtiv mecarbil and 

aficamten. This will be achieved through increasing commercial and corporate support functions, increasing sales 

teams, and recruiting medical affairs staff qualified to cover both HFrEF and HCM. To optimize the value of the 

potential launch of omecamtiv mecarbil, the company is focusing on building relationships with approximately 1,000 

hospitals and heart failure clinics, covering almost 10,000 cardiologists who are the high-volume prescribers for 

specialty cardiology medicines.   

 

Blum emphasized throughout the presentation that the highest priority commitment for the company in 2023 will be 

on the development of aficamten, and it aims to potentially file for approval in 2024. This will be achieved through 

continuing the execution of the ongoing pivotal Phase III trial (SEQUOIA-HCM) for aficamten in the treatment of 

obstructive hypertrophic cardiomyopathy, as well as advancing a broad development program in obstructive and non-

obstructive HCM and a go-to-market strategy. Results for the Phase II REDWOOD-HCM trial are expected in H1 2023, 

and there are plans to conduct a Phase III trial in non-obstructive HCM in H2 2023. To achieve these milestones, the 

majority of Cytokinetics’ 2023 investment capital will be allocated to aficamten’s development.  

 

Although omecamtiv mecarbil is pending FDA approval as a treatment for heart failure, it is not the highest priority for 

the company following the disappointing December 2022 FDA advisory committee meeting vote (8 to 3 against). 

Cytokinetics will still continue in discussions with the FDA ahead of the assigned PDUFA date of 28 February, and 

expects to be able to release more information on progress in an upcoming earnings call, while continuing to prepare 

for a potential commercial launch. Cytokinetics will also continue developing reldesemtiv, a Phase III candidate for 

amyotrophic lateral sclerosis, through completing enrollment in H1 2023 of the Phase III COURAGE-ALS trial, with a 

second interim analysis from the trial also expected in H1 2023. The first planned interim analysis of the COURAGE-

ALS trial was conducted in October 2022, in which the data monitoring committee assessed for the potential of futility 
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The presentation only quickly touched on the company’s other activities, but mentioned a few future milestones 

including upcoming Phase II data from its partnered program with Neurocrine Biosciences involving NBI-921352 in 

adult FOS in the second half of 2023. Xenon expressed confidence in the year ahead, resting on robust balance 

sheets of over $750m and its FDA-agreed development plans for XEN1101. 

Small Cap 

ADC Therapeutics (ADCT) 

ADC Therapeutics is a commercial-stage oncology-focused biotechnology company that develops antibody-drug 

conjugates with a pyrrolobenzodiazepine (PBD) payload. CEO Ameet Mallik started by discussing Zynlonta, an anti-

CD19 antibody-drug conjugate which is the company’s sole commercialized product. ADC Therapeutics plans to grow 

Zynlonta sales to a peak between $500m and $1bn. Zynlonta is currently approved as a monotherapy for third-line or 

later diffuse large B-cell lymphoma (DLBCL), and this setting is expected to account for 20% of peak sales ($100m–

$200m). Further growth will depend on the LOTIS-5 trial, a Phase III trial evaluating Zynlonta combined with rituximab 

for second-line or later transplant-ineligible DLBCL patients, and LOTIS-9, a Phase II trial evaluating the same 

combination in first-line elderly patients not fit enough for R-CHOP chemotherapy (~15% of first-line patients). The 

final step to peak sales is approval of Zynlonta combined with a CD20 bispecific antibody. LOTIS-7 is a Phase I trial 

evaluating Zynlonta with one of three Roche assets: Polivy (an anti-CD79 antibody-drug conjugate), Lunsumio (a 

CD20 bispecific), or glofitamab (another CD20 bispecific). ADC Therapeutics also has a collaboration and clinical 

supply agreement with IGM Biosciences to evaluate Zynlonta combined with imvotamab (a CD20 bispecific). Mallik 

proposed that combining an anti-CD19 antibody-drug conjugate with an anti-CD20 bispecific could be curative. The 

first clinical data for such a combination are expected in 2024.  

 

ADC Therapeutics is also developing antibody-drug conjugates for solid tumors, including ADCT-901, ADCT-601, and 

ADCT-212. ADCT-901 targets KAAG1 with preclinical activity in triple-negative breast cancer, ovarian cancer, and 

renal cell carcinoma. Preliminary results from a Phase I single-agent dose escalation study are expected in H2 2023, 

and there are plans for combination arms for the dose expansion phase of the trial, which will also initiate in H2 2023. 

An immunohistochemistry assay for KAAG1 expression on the surface of cells is under final validation. ADCT-601 is 

specific for AXL, a well-validated target that is highly expressed in sarcoma. It is also expressed in non-small cell lung 

cancer (NSCLC), pancreatic cancer, renal cell carcinoma, and ovarian cancer. A Phase Ia dose escalation arm is 

evaluating ADCT-601 in sarcoma, NSCLC, and other Axl gene amplified solid tumors. A Phase Ib dose escalation arm 

is evaluating ADCT-601 in combination with gemcitabine for patients with sarcoma. Preliminary results from both arms 

are expected in H1 2024. An immunohistochemistry assay for AXL is undergoing final validation, but there may be 

some tumors, such as sarcoma, where AXL expression is so high that a selective population will not be required. 

Finally, ADCT-212 targets prostate-specific membrane antigen (PSMA), which has nearly universal expression in 

prostate cancer, with expression highest in advanced cancer. The company expects to initiate a Phase I study for 

ADCT-212 in metastatic prostate cancer in H1 2024.  

 

Mallik also mentioned plans to expand the antibody-drug conjugate platform with new antibody constructs and 

payloads. The company is looking at different options for the targeting moiety (conditional binding, bispecifics, and 

biparatopics), for the linker (cleavable linkers, reducible linkers, non-cleavable linkers, pH-sensitive linkers, and site-

specific conjugation), and for the payload (DNA alkylating camptothecin, next-generation PBD, immune agonists, and 

dual payloads).   

 

Mallik concluded by saying that in 2023, ADC Therapeutics expects to see double-digit year-over-year growth of 

Zynlonta US sales, with the biggest driver of growth being in the community setting, as well as the launch of Zynlonta 

in Europe by partner Sobi, plus preliminary results from the ADCT-901 Phase I dose escalation study. The company’s 

cash runway extends to Q2 2025. 
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Agios Pharmaceuticals (AGIO) 

Agios underwent dramatic change throughout 2020 and 2021; the company entered into a definitive agreement to sell 

its commercial, clinical, and research-stage oncology portfolio to Servier. This allowed Agios to focus solely on 

developing new drugs for rare diseases and entering new markets where there are significant areas of unmet need. 

CEO Brian Goff began his JP Morgan 2023 presentation by describing the success of Agios’s only approved asset, 

Pyrukynd, in its only approved indication, treating adults with pyruvate kinase (PK) deficiency. Although this indication 

is small, with an estimated 3,000 to 8,000 patients in the US/5EU (per company slides), Pyrukynd is the only approved 

agent for these patients, allowing it to dominate within this disease. Agios is also investigating Pyrukynd for pediatric 

PK deficiency, with the goal of reaching a larger subset of patients. This success, although initially small, is paving the 

way for Agios’s future plans to expand Pyrukynd into larger indications, namely thalassemia and sickle cell disease. 

These three key targeted indications are united by their underlying physiology, driven by PK deficiencies, meaning 

that any positive data for Pyrukynd in activating pyruvate kinase in one indication may translate into positive data in 

the other indications.   

 

Agios has ambitious goals for their flagship asset, Pyrukynd. In thalassemia, there is no approved therapy for 60% of 

patients, leaving a large area of unmet need which Agios believes can be met by Pyrukynd. Enrollment in two pivotal 

Phase III trials for Pyrukynd in thalassemia is ongoing, and is expected to be completed by mid-2023. While there is 

more competition in the sickle cell anemia space, Agios hopes to find success with Pyrukynd through producing a 

large, robust body of clinical data and promoting its oral formulation which will be more convenient for patients than 

currently approved therapies. These approvals are expected to drive growth and cash generation throughout the 

second half of the 2020s.  

 

Goff ended his presentation with a look forward, describing how he hopes Agios will have transformed by 2026. After 

Pyrukynd’s expected label expansions into thalassemia, pediatric PK deficiency, and sickle cell disease (by 2025 for 

the former, and 2026 for the latter two), Agios will be a cash flow-positive hematology franchise spanning three 

hemolytic anemias, with a strong presence in the rare disease space.   

Almirall (ALM) 

The chairman and interim CEO of Almirall, Carlos Gallardo, began his JP Morgan presentation with discussions 

around the company’s portfolio of products, with particular focus on the growing dermatology business across 

Europe. Almirall is present in five key areas, namely atopic dermatitis, onychomycosis, psoriasis, acne, and keratosis.  

 

The company has a solid presence in the European markets, with net sales of €534.9m counting for 84% of the 

company's total sales. Furthermore, it was stated that the company was not facing the risk of patent expirations for 

more mature products in their portfolio. Ilumetri seems to have driven company sales for the last few years. Ilumetri 

selectively binds to the p19 subunit of IL-23 and inhibits its interaction with the IL-23 receptor, leading to inhibition of 

the release of pro-inflammatory cytokines and chemokines. Gallardo highlighted that the company recently submitted 

a BLA for the regulatory approval of lebrikizumab, and is expecting approval later in 2023. In October 2022, the EMA 

accepted the filing of the MAA for lebrikizumab for the treatment of moderate to severe atopic dermatitis, with 

regulatory approval expected later this year. Gallardo stated that lebrikizumab is a product that the company believes 

to be transformational for patients in atopic dermatitis, as it remains an area where there is significant unmet need in 

Europe. Klisyri, a novel small molecule that has dual mechanisms of action consisting of Src kinase inhibition (non-

ATP competitive) and tubulin polymerization inhibition, was also mentioned. The company is currently conducting 

clinical trials for the field indication both in Europe and in the US, and expects the product to be launched first in the 

US in 2024 and later on in Europe.  

 

Key figures from December 2022 showed €1.6bn in terms of market capital. Gallardo also pointed out the audited 

sales figures from 2021, with €827m in revenue, €236m EBITDA, and a strong cash flow generation.  
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Amneal Pharmaceuticals (AMRX) 

Amneal’s co-founder and co-CEO Chirag Patel presented on behalf of the company. Having ended 2022 with a 

portfolio of 250+ products, comprising complex generic, injectable, biosimilar, and specialty therapies, Amneal 

achieved nearly $2.2bn in revenue, solidifying its position as a top five US generics company based on volume. In 

terms of its R&D pipeline, the company hopes to expand its portfolio of 25 institutional products, with 30–40 launches 

planned by 2025. From the company’s oncology portfolio alone, Amneal anticipates $200m in peak sales from its first 

three biosimilars: Alymsys, Releuko, and Fylnetra. The first two of these oncology biosimilars were launched in 

October and November 2022 respectively, and the company is anticipating the Fylnetra launch in Q1 2023.   

 

The company’s branded pipeline consists of several products set to launch later in 2023 and beyond. Notably, IPX203 

is Amneal’s carbidopa/levodopa (CD/LD) therapy for Parkinson’s disease and currently has an FDA target action date 

set for 30 June 2023. The data presented are supported by the Phase III RISE-PD clinical trial, which suggests IPX203 

offers potential to help patients achieve more “good on” time with each dose, while also reduced dosing compared to 

IR CD/LD. Amneal also provided updated timing expectations on its dihydroergotamine autoinjector for migraines, as 

well as K-127 for myasthenia gravis. Approvals and launches for both products are anticipated in 2024.  

 

Amneal is set to enter the international markets, with prior collaboration agreements signed in Q4 2022 with Orion to 

distribute generics in Europe, Australia, and New Zealand. In partnership with Fosun, the company anticipates five 

commercial launches in China by early 2023. Amneal intends to pursue further distribution agreements in the rest of 

the world, and is situated for promising financial growth in 2023 and beyond.  

 

With multiple generics launches planned for 2023, on top of anticipated launches from its own branded pipeline, 

Amneal is well poised to enter 2023 with high value propositions.  

Anavex Life Sciences (AVXL) 

Anavex Life Sciences’ precision medicine platform, SIGMACEPTOR, enables a novel approach to drug development. 

The platform produces small molecule therapeutic candidates which target the sigma-1 receptor (SIGMAR1) mRNA 

biomarker. These candidates are being evaluated in a range of disorders including Alzheimer’s disease, Parkinson’s 

disease dementia (PDD), and Rett syndrome, whereby the body’s own SIGMAR1 activators are impaired. The 

company’s lead asset, ANAVEX 2-73 (blarcamesine), re-establishes the body’s SIGMAR1 levels to restore neuronal 

homeostasis. In all clinical studies so far, an increase in SIGMAR1 mRNA levels after ANAVEX 2-73 treatment has 

correlated with an improvement in disease symptoms. Analysis suggested that those with the SIGMAR1 variant 

(present in approximately 10–30% of patients) also respond to ANAVEX 2-73, but to a lesser extent. The drug is yet to 

demonstrate convincing disease-modifying potential, although this will be investigated in upcoming trials.  

 

2022 has been a significant year for the development of ANAVEX 2-73, with the completion of, or data readouts from, 

several clinical trials, with more trials planned for initiation in 2023. Anavex released positive topline data from the 

Phase IIb/III AD-004 trial and the Phase III AVATAR trial for the drug in Alzheimer’s disease and Rett syndrome, 

respectively. The company also completed positive Phase II studies in PDD and Rett syndrome. In the near term, a full 

data release from the AD-004 trial is expected, including MRI data, prespecified biomarkers of response, as well as 

whole exome sequencing DNA data and full mRNA exome expression data. The open-label extension study 

ATTENTION-AD will be continued over 96 weeks. Data from the Phase II 48-week open-label extension study in PDD 

are also expected. Initiation of the Phase II imaging-focused trial for the drug in PDD is expected shortly, as is the 

initiation of a potentially pivotal Phase II/III trial assessing ANAVEX 2-73 in fragile X syndrome, an indication with no 

currently marketed therapies. Enrollment of Rett syndrome patients into the Phase II/III pediatric EXCELLENCE study 

is nearing completion.  

 

Anavex is also developing another asset, ANAVEX 3-71, for the treatment of schizophrenia, with the initiation of a 

Phase II study planned in the near term. The drug comparably targets the SIGMAR1 receptor, but with a different 
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affinity level, and one additional target. ANAVEX 3-71 is being further developed for the treatment of frontotemporal 

dementia and Alzheimer’s disease.   

 

Following a full dataset from the placebo-controlled study for ANAVEX 2-73 in Alzheimer’s disease, Anavex will meet 

with regulatory authorities to discuss the data, with the aim to bring the drug to patients in Europe, Asia-Pacific, and 

the US. All of the company’s listed product candidates are patent-protected until the 2030s. Anavex has $149.2m in 

cash or cash equivalents to fund its clinical programs for four years, with cash utilization in fiscal year 2022 reaching 

$24.2m.  

Annexon Biosciences (ANNX) 

Annexon Biosciences opened its presentation with an overview of its development pipeline, focusing on four flagship 

programs that will support its advancement to a late-stage biopharmaceutical company entrenched in complement-

mediated autoimmune, ophthalmic, and neurodegenerative disorders. Annexon hopes this will present an 

approximately $10bn market opportunity. This growth will be driven by three pipeline assets: ANX005 for Guillain-

Barré syndrome (GBS) and Huntington’s disease (HD), ANX007 for geographic atrophy (GA), and ANX1502 for 

autoimmune disorders. These assets are centered around the inhibition of C1q and/or the suppression of the 

complement system, which, in certain autoimmune indications, is responsible for disease progression.  

 

Time was taken to reflect on 2022’s milestones for the company, which included positive clinical outcomes for 

ANX005 in multiple indications, the early completion of enrollment for ANX007’s Phase II GA trial, and financial 

stability for development into 2025 ($130m capital raised). The development of ANX005 proved to be a cornerstone of 

the presentation, underscoring the substantial unmet need in the GBS and HD communities, where no FDA-approved 

treatments are currently available. Positive proof-of-concept studies in these populations confirmed the action of C1q 

inhibition, suppressing the classical cascade early in the illness course and improving expression levels of key 

biomarkers and clinical function. Similarly, ANX007 has proven its ability to inhibit C1q in a localized way throughout 

the retina in animal models; an ongoing Phase II trial in humans is expected to provide more data on this shortly.  

 

Annexon discussed its clinical outlook for 2023, with a Phase II/III trial commencement in GBS (complete enrollment 

by H2 2023) and HD (trial initiation) for ANX005, Phase II data readouts for ANX007 in GA (mid-2023), and the 

completion of a multiple ascending dose trial of ANX1502 for further development.  

 

Beyond the flagship programs, the development of its next-wave pipeline assets, such as ANX005 in amyotrophic 

lateral sclerosis (ALS), was outlined. This encompassed a 2023 Phase II data readout for ANX005 in ALS and Phase I 

data reports for ANX009 in lupus nephritis (LN) and ANX105 for autoimmune and neurological indications. The 

presentation's closing remarks in the Q&A section reaffirmed its financial capabilities to provide the promised 

readouts and initiate new clinical trials in complement-driven disease areas.  

Arcturus Therapeutics (ARCT) 

CEO Joseph Payne began the presentation by stating that Arcturus is a global clinical-stage messenger RNA 

medicines and therapeutics company based in San Diego with over 170 employees and is approaching its 10-year 

anniversary. It has exceled at designing mRNA technologies that are driving its therapeutic programs. The company is 

also known for its self-amplifying mRNA (STARR) low-dose vaccine technology. Its LUNAR delivery systems can 

deliver hepatocytes intravenously, myocytes intramuscularly, and bronchial cells via inhalation. Arcturus has built 

manufacturing knowhow for its complex therapeutics. Capabilities include mRNA drug substance production and 

purification, LNP drug product production, and fill finish and lyophilization.  

 

Arcturus’s in-house pipeline of mRNA candidates is led by its liver program aimed at ornithine transcarbamylase 

(OTC) deficiency. ARCT-810 is a systemically administered mRNA for OTC deficiency that incorporates the 

company’s LUNAR lipid nanoparticle delivery technology. The technology is biodegradable and non-accumulating, 

and is optimized for each cell type. The market opportunity for OTC deficiency is significant as it is the most common 
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urea cycle disorder, with a worldwide prevalence of over 10,000 patients. OTC is a key urea cycle enzyme in liver 

cells that helps eliminate ammonia from the body. Ammonia is a toxic byproduct of protein breakdown, and without 

adequate OTC to handle it, the resulting high ammonia levels may cause neuropsychiatric symptoms ranging from 

lethargy, headaches, and mental status changes to seizures, coma, or death. There is a large unmet medical need in 

OTC deficiency as the present standard of care involves a strict diet plus ammonia scavengers and does not 

effectively prevent life-threatening spikes of pneumonia. Severe OTC deficiency patients are often referred for liver 

transplant, which is currently the only cure. Arcturus’s LUNAR-OTC aims to restore enzyme function, thus enabling 

OTC deficiency patients to make healthy functional OTC enzyme in their liver cells. Expression of the OTC enzyme in 

the liver has the potential to restore urea cycle activity to detoxify ammonia, thus preventing neurological damage and 

potentially removing the need for liver transplantation. Preclinical studies have shown that the LUNAR delivery 

platform delivers OTC mRNA to liver cells in a mouse model of OTC deficiency, resulting in restoration of the urea 

cycle function to normal levels and increased survival. Phase II interim data are expected to be released this year.   

 

With funding from the Cystic Fibrosis Foundation, Arcturus is developing the ARCT-032 mRNA replacement therapy 

to treat cystic fibrosis (CF). CF is caused by mutations in the cystic fibrosis transmembrane (CFTR) gene, resulting in 

poor chloride transport and dehydrated and sticky mucus in the airways. This can lead to infection and inflammation 

and cause progressive airway damage and respiratory failure. Highly effective CFTR modulator therapies are not 

approved for the treatment of all CF patients, and may not be tolerated in others. Arcturus’s inhaled LUNAR-CF is 

designed to deliver a new copy of the CFTR mRNA into CF patients’ airways. The LUNAR formulation facilitates 

delivery to epithelial cells, allowing the mRNA to produce a fully functional CFTR protein in the CFTR-deficient cells in 

CF patients. This approach is designed to correct the underlying cause of CF, regardless of mutation type. Preclinical 

studies in four different species demonstrated that LUNAR efficiently and successfully delivers to epithelial airways, 

generating CFTR protein that is functionally active in restoring chloride activity in cell culture and in animal models. 

Phase I trials of the CF program are slated for Q1 2023.  

 

Payne went on to speak about the recent vaccine partnership signed with CSL Seqirus. The collaboration combines 

CSL Seqirus’s established global commercial and manufacturing infrastructure with Arcturus’s expertise in mRNA 

design and modification, STARR self-amplifying mRNA technology, LUNAR lipid nanoparticle technology, and 

manufacturing knowhow. CSL will lead development, commercialization, and manufacturing of vaccines for COVID-

19, influenza, and three other globally prevalent respiratory infectious diseases. The deal could be worth up to $4.5bn 

in the form of a $200m upfront payment, $1.3bn in development milestones, and $3bn in potential commercial 

milestones. Arcturus is also eligible for 40% profit sharing for COVID-19 vaccines and up to double-digit sales 

royalties for influenza and three additional respiratory infectious diseases.  

 

Arcturus also recently entered into a contract relationship with Meiji Pharma. The deal up to this point had been 

stealth, but now the company is happy to announce details of the partnership. Japan has a high rate of COVID-19 

vaccination and boosters, with nearly three doses per person. Meiji received the rights to conduct a clinical study of 

ARCT-154 in Japan and received a significant subsidy from the Japanese government in Q4 2022. The study design is 

a Phase III non-inferiority immunogenicity trial that is fully funded by Meiji and conducted in Japan. The trial is 

expected to support PMDA approval. ARCT-154 will be tested as a booster compared to Comirnaty in 780 adult 

patients. The study was initiated on 13 December 2022, and already the first two sites have vaccinated 65 subjects 

with no serious adverse events or cardiac-related events reported. The study has expanded to 11 sites, and 734 

additional subjects are scheduled for vaccination.   

Arvinas (ARVN) 

Arvinas is a biotechnology company developing targeted protein degradation therapeutics with its PROTAC discovery 

engine. At the conference, Arvinas presented upcoming milestones for its broad PROTAC degraders pipeline. 

Leading the pipeline is ARV-471, an oral, first-in-class, estrogen receptor (ER)-degrading PROTAC, co-developed with 

Pfizer, for breast cancer. ARV-471 has demonstrated promising Phase II efficacy results in both 200mg and 500mg 

doses and a favorable tolerability profile. Advancing development, the Phase III VERITAC-2 trial of second-line 

treatment is currently recruiting patients along with the Phase Ib TACTIVE-U trials in combination with ribociclib and 
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abemaciclib. Additionally, the Phase III VERITAC-3 trial in combination with palbociclib is on track to initiate enrollment 

in H2 2023 after discussion with the FDA to update trial protocols.   

 

Additional PROTAC degraders in the pipeline include bavdegalutamide (ARV-110) and ARV-766, both in Phase II 

development for prostate cancer. Both degraders suggest potential for treating prostate cancer across multiple 

stages. Various clinical studies of bavdegalutamide and ARV-766 are ongoing, with data expected in Q2 2023 from the 

Phase I ARV-766 dose escalation study, while a Phase III bavdegalutamide pivotal trial in the post-novel hormonal 

therapy setting is expected to initiate in H2 2023. Early-stage PROTAC degraders, including a BCL6 degrader for 

diffuse large B-cell lymphoma and an LRRK2 degrader in Alzheimer’s disease, are expected to advance with an IND or 

CTA submission in H2 2023.  

 

With ~$1.3bn in cash, cash equivalents, and marketable securities as of 30 September 2022, Arvinas remains 

committed to its PROTAC degraders pipeline, with four pivotal trials ongoing in oncology and data readouts expected 

from various clinical studies. Arvinas and Pfizer are aiming to develop ARV-471 into a standard-of-care program to 

treat multiple stages of breast cancer, including ongoing trials in both late- and early-line settings. Additional 

partnerships with multiple companies also boast Arvinas’s commitment to developing PROTAC degraders.  

Atea Pharmaceuticals (AVIR) 

Atea Pharmaceuticals’ substantial clinical progress throughout 2022 has laid the foundation for a milestone-rich 2023. 

The company expects to achieve numerous value-creating inflection points across all three of its development 

programs for severe viral diseases, including COVID-19, dengue, and hepatitis C. Atea is well capitalized, with $665m 

in cash, cash equivalents, and marketable securities as of 30 September 2022, and has secured a cash runway 

through 2025.   

 

In its COVID-19 treatment program, Atea is currently evaluating lead candidate bemnifosbuvir in the Phase III 

SUNRISE-3 trial. The study was initiated in late 2022, and is evaluating the safety and efficacy of bemnifosbuvir in 

high-risk outpatients with COVID-19. An interim analysis of results from the study is expected in H2 2023. In 

monotherapy data seen to date, bemnifosbuvir’s profile addresses key limitations of current therapies, demonstrating 

antiviral efficacy against all tested variants of concern, a low risk of drug-drug interactions, and a high barrier to 

resistance. In addition, Atea announced the addition of a second program to treat COVID-19 infections. This 

undisclosed second-generation protease inhibitor is expected to be submitted to regulatory agencies for the initiation 

of clinical studies in combination with bemnifosbuvir in Q4 2023.  

 

AT-752 continues to be evaluated in two ongoing clinical trials for the treatment of dengue. The Phase II DEFEND-2 

study is evaluating 750mg oral AT-752 versus placebo in up to 60 infected adults in dengue-endemic countries 

around the world. Atea announced that Cohort 1 in the study has been fully enrolled with a total of 21 participants. 

The second ongoing trial is a Phase I human challenge infection model study conducted solely in the US. The study is 

fully enrolled, and is designed to evaluate the effect of AT-752 in healthy volunteers challenged with an attenuated 

DENV-1 virus strain. The company anticipates proof-of-concept data in Q1 2023. Dengue has a significant global 

disease burden and high unmet need, and the company believes a dengue oral antiviral treatment has a potential 

global market opportunity of ~$500m.  

 

Lastly, Atea continues to plan an upcoming Phase II open-label study of bemnifosbuvir in combination with ruzasvir in 

hepatitis C patients. Bemnifosbuvir is the most potent nucleotide inhibitor currently being developed for HCV-1, and 

ruzasvir is a highly potent drug candidate. Together, the combination holds the potential to be a best-in-class pan-

genotypic fixed-dose combination, with the possibility of being the first RBV-free therapy for decompensated disease. 

In its presentation, Atea announced that regulatory submissions for approval of the Phase II trial have been submitted. 

Enrollment into the study is anticipated to begin in Q2 2023. The trial will evaluate eight weeks of once-daily 

administration of bemnifosbuvir 550mg once daily and ruzasvir 180mg once daily in all genotypes of HCV-infected 

patients, including those with compensated cirrhosis, who are direct-acting antiviral-naïve. The primary efficacy 

endpoint will be sustained virologic response at week 12 post-treatment.  
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Micro Cap 

Achilles Therapeutics (ACHL) 

Achilles Therapeutics is a biopharmaceutical company focused on developing T-cell therapies that target clonal 

neoantigens. CEO Iraj Ali kicked off his 2023 JP Morgan presentation by highlighting the continued advancements in 

Achilles’ clinical program, and provided an update on upcoming milestones from the ongoing Phase I/IIa CHIRON and 

THETIS clinical trials in non-small cell lung cancer (NSCLC) and melanoma, respectively. Ali provided a recap of 

previous data from the ESMO Immuno-Oncology Congress 2022, where the THETIS study showed an early safety 

and tolerability profile that was consistent with further application to a broader patient population, along with the 

potential for deep and durable clinical responses in NSCLC despite low doses of clonal neoantigen-reactive T cells 

(cNeT), and reduced-dose lymphodepletion and IL-2. It was also announced that the company anticipates a data 

readout for the Phase I/IIa CHIRON and THETIS clinical trials in 2023.  

 

Achilles Therapeutics also stated a significant increase in their manufacturing capacity and ability to deliver product. 

The company seems to be in a strong cash position to deliver on these plans, with £161m at the close of the last 

quarter, providing a runway through to mid-2025.  

Bioventus (BVS) 

Bioventus CEO Ken Reali began his presentation by discussing a broad overview of the company and how they have 

driven growth over recent years. Reali highlighted that 40% of the company’s revenue is from products launched 

since 2018, and that their ability to commercialize products has been a key driver of Bioventus’s growth. Along with 

the company going public nearly two years ago, recent M&A has allowed it to grow and expand their addressable 

market fourfold by acquiring and integrating Bioness, Misonix, and CartiHeal. Bioventus is slated to complete the 

integration of Misonix, acquired in October 2021, by the end of 2023, and realize $20m in synergies. Bioness was 

acquired in March 2021 and was fully integrated by Q1 2022, transforming Bioness from a loss-making company to a 

profitable one.   

 

The rest of the presentation focused on strategic priorities and near-term milestones. With their recent acquisition of 

CartiHeal in July 2022, the company is enthusiastic about the full commercial launch expected in 2023. They have 

already begun activities to launch in parts of Europe and Asia. Outside of the launch of CartiHeal, the company is 

aiming to deliver on sales growth initiatives by accelerating ultrasonics growth by launching SonaStar Elite, which has 

just received 510(k) approval, and Bone Scalpel Access. The company also plans to complete non-core asset 

divestitures in order to prioritize other assets, boost their EBITDA, and prioritize their spending. A long-term goal for 

the company is to establish reimbursement for CartiHeal, which currently is covered as a Category III code, but they 

hope to move to a Category I code by 2026. Lastly, Bioventus is aiming to submit their next-generation peripheral 

nerve stimulator TalisMann for 510(k) approval with the FDA by the end of 2023, with a launch planned in 2024.   

Black Diamond Therapeutics (BDTX) 

Black Diamond Therapeutics managed to break through as a clinical-phase company during 2022, having their first 

ever Phase I trial, looking at BDTX-1535 in the field of EGFR-driven glioblastoma and non-small cell lung cancer. 

BDTX-1535 was designed for MasterKey mutations over WT-EGFR to deliver a more favorable safety profile. Black 

Diamond hopes to see clinical data from this Phase I study in H2 2023.  

 

Hoping to follow in the footsteps of Black Diamond’s first clinical-stage drug is their second oncology asset, BDTX-

4933. The company expects to see a Phase I study initiate in H1 2023 looking at solid tumors with BRAF and RAS 

mutations. This first-in-human dose escalation study hopes to discover a Phase II dose.   
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Black Diamond Therapeutics had a strong 2022 in terms of getting through into the clinical rounds, and should hope 

to see a second clinical trial take place. The company has $144.2m available in cash, which is set to see them through 

until Q3 2024.  

CytomX Therapeutics (CTMX) 

CytomX CEO and chairman Sean McCarthy presented on behalf of the company at the JP Morgan conference. With 

four clinical-stage assets and a broad portfolio, CytomX ended Q3 2022 with $194m in cash. With the progression of 

these assets, and partnerships with major companies such as AbbVie, Moderna, and Amgen, the company is well 

situated to enter 2023 in a strong position for growth.  

 

CytomX anticipates the filing of two INDs, for CX-801 and CX-2051, in H2 2023. The company expects the IND filing 

for CX-801, a conditionally activated IFNα-2b immunotherapy candidate, to be in a currently undisclosed indication 

that will be determined later. As it exhibited a favorable preclinical efficacy and tolerability profile, CX-801 is poised as 

a best-in-class immunotherapy, given the potential of IFNα-2b to kill cancer cells directly. CX-2051 on the other hand 

is an EpCAM-directed, conditionally activated, antibody-drug conjugate (ADC) that was licensed from Immunogen. 

While EpCAM therapies have been clinically validated, systemic EpCAM approaches from other companies have 

shown significant toxicity concerns. As such, we await the IND filing for CX-2051 as it provides a high value 

proposition in multiple tumor indications.   

 

CX-2029 is another of CytomX’s ADC candidates that is currently being investigated in a multi-cohort Phase II trial 

(PROCLAIM-CX-2029-101). Previous data have shown a 21% confirmed objective response rate and a 57% disease 

control rate in 14 patients with squamous esophageal cancer as of October 2022. CytomX and AbbVie will determine 

the next steps for CX-2029 in 2023. CX-904, the last of CytomX’s clinical-stage assets, is currently being developed in 

collaboration with Amgen in a Phase I clinical trial. This Probody bispecific has demonstrated potent responses; 

however, it remains challenged with significant systemic toxicities similar to the EpCAM therapy. The trial will be 

ongoing throughout 2023, and the company will further assess safety for the product to determine a Phase Ib/II dose.  

 

Recent partnerships, such as the strategic alliance with Moderna executed earlier in January 2023, also place CytomX 

in a favorable position to advance its clinical-stage assets in combination with technologies from other companies. As 

such, we await future data readouts as CytomX works to address safety and toxicity issues in clinical trials.  

Elevation Oncology (ELEV) 

During the JP Morgan conference, Elevation Oncology focused on presenting highlights and milestones of their key 

pipeline candidate, EO-3021, a potential best-in-class anti-Claudin18.2 antibody-drug conjugate (ADC). EO-3021 has 

a significant market opportunity as Claudin18.2 (a clinically validated target with no currently approved targeted 

therapies) is expressed across several solid tumor types, with expression being highest in gastric/gastroesophageal 

junction and pancreatic tumors (≥70%). Currently in the early stages of development, EO-3021 is expected to begin 

testing in a Phase I US trial in the second half of 2023.  

 

Recently putting on hold the development of seribantumab (awaiting collaboration) and realigning its resources to 

focus on advancing EO-3021 and other pipeline programs, Elevation Oncology is determined to push the continued 

success of ADCs, as seen with similar products such as Daiichi Sankyo and AstraZeneca's Enhertu. Still early on in 

development, Elevation could become a key player in the oncology field as their pipeline expands and the company 

generates more clinical data.   

Karyopharm Therapeutics (KPTI) 

President and CEO Richard Paulson kicked off Karyopharm Therapeutics’ 2023 JP Morgan presentation by 

summarizing the company’s selective inhibition of nuclear export (SINE) inhibitor Xpovio/Nexpovio (selinexor), which 

is approved in 40 countries for multiple myeloma and diffuse large B-cell lymphoma. US sales of the drug grew by 
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22% to $120.4m, contributing greatly to the company’s overall expected full-year 2022 revenues of $157.7m. There 

are also two ongoing Phase III studies as well as a planned Phase III study – a trial of selinexor combined with 

ruxolitinib in treatment-naïve myelofibrosis, a study of the drug as maintenance in patients with TP53 wild-type 

endometrial cancer, and a trial for relapsed/refractory multiple myeloma post anti-CD38 treatment.   

 

Chief medical officer Reshma Rangwala reviewed additional pipeline activity at Karyopharm, including eltanexor, 

another SINE compound that selectively inhibits nuclear export by binding exportin 1 (XPO1). It is in mid-stage trials 

for relapsed/refractory myelodysplastic neoplasms, a condition traditionally treated with hypomethylating agents. Only 

about 50% of patients respond to such agents, and the prognosis in relapsed/refractory disease is usually around 4–6 

months. Eltanexor has shown promise as a single-agent therapy for the disease, with an overall survival rate of 9.9 

months in Phase I. There is also strong evidence that it could be beneficial in solid tumors and hematology 

indications.   

 

Paulson returned to wrap up the presentation with an overview of the company’s financial position. Including $165m in 

gross proceeds from a December 2022 private placement, Karyopharm reported cash, equivalents, and investments 

of $279m, extending the company’s cash runway into 2025.  

Solid Biosciences (SLDB) 

Having finished 2022 strongly with its acquisition of AavantiBio, a gene therapy company also focusing on novel 

capsids, Solid Biosciences has high expectations for the year ahead, with high hopes that it will be transformational in 

its journey to become a leader in the precision genetic medicines space. The presentation went only into brief detail 

about the acquisition, mainly touching on benefits from combining the two separate next-generation capsid libraries 

that were developed with different strategies over the next two years, as well as strengthening process/analytical 

developments and CMC regulatory team capabilities.   

 

Solid’s CEO and director Alexander Cumbo discussed the company’s strategic pipeline including SGT-003, a next-

generation Duchenne muscular dystrophy program that is utilizing a novel capsid called SLB-101, and which is 

expected to enter clinical trials in H2 2023. Also announced in the presentation was Solid’s program for BIG3 dilated 

cardiomyopathy and two other cardiomyopathies that will be announced in the year to come, as well as the company’s 

Friedreich’s ataxia program that will enter IND-enabling studies in 2023. The company’s position as an upcoming gene 

therapy firm looks positive considering its recent acquisition of AavantiBio and its pipeline of exciting genetic 

medicines.  

Surrozen (SRZN) 

Surrozen CEO Craig Parker opened his presentation by emphasizing the company’s targeted approach using 

regenerative antibodies to modulate the Wnt signaling pathway to treat a broad range of diseases characterized by 

underlying tissue injury. Parker provided an overview of Surrozen’s two technologies that are similar in structure, both 

using human IgG antibodies that mimic two different proteins in the Wnt pathway. The first, SWAP, mimics Wnt itself, 

binding specifically to the two receptors that native Wnt proteins bind to: the Fzd (Frizzled) and the Lrp (lipoprotein 

receptor protein) receptors. He noted that the antibodies can be customized for specific cell types or Fzd receptors to 

have a unique molecule for each disease state. The SWEETS technology, the second platform, uses R-spondin, 

another natural modulator of the Wnt pathway. It also uses human IgG antibodies, but binds a different set of 

receptors to bind to a cell-specific target.   

 

Parker cited recent industry publications that have included the elucidation of the mechanism of the company’s 

molecules on the receptors involved in the Wnt pathway. Surrozen believes Wnt pathway modulation can overcome 

the limitations of organ or cell treatment approaches (such as availability and supply of organs and lifetime 

immunosuppression) to treating diseases characterized by underlying tissue damage with an approach that has the 

ability to mimic, or phenocopy, the activity of these proteins with bispecific antibodies that can be targeted to a 

specific cell and easily manufactured. The de-risked manufacturability of the platform is through a partnership with 
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Lonza for manufacturing. Parker stated that Surrozen’s strategy is to pursue acute diseases such as those in 

gastrointestinal areas, the liver, and the eye, with strong evidence of Wnt-mediated regenerative potential. He 

mentioned that hair loss is not a current focus, but is another potential opportunity as well. He also indicated that 

Surrozen is not a therapeutic area-specific company, but is a biology and technology company to develop disease-

modifying approaches.  

 

Surrozen has two clinical-stage programs for which first-in-human trials were initiated in Q2 2022. Liver-targeted 

molecule SZN-043 is for severe liver disease, designed using the SWEETS platform. It is currently in Phase I for 

severe alcoholic hepatitis (SAH). SZN-043 is designed to addresses the underlying pathophysiology of SAH, a disease 

characterized by hepatocyte death, which leads to rapid loss of liver function, with a 90-day mortality of 30%. Parker 

showed promising preclinical data of in vivo effects of SZN-043 in rodent models of alcohol liver injury, including 

improved liver function and rapid hepatocyte proliferation (correlated with increased survival), stressing that these are 

mature functional hepatocytes. He went on to say that these data combined with other data underscore the potential 

to treat SAH rapidly, which is key in patients to improve liver function. He also showed a different rodent model 

demonstrating that SZN-043 can improve other characteristics of liver injury in different settings, including the 

regression of fibrosis in about two weeks, and perhaps a longer-term opportunity for the molecule to treat underlying 

cirrhosis. With SZN-043, the company has treated healthy volunteers in two cohorts, and the next steps are to go into 

cirrhotic patients with early-stage liver disease to look for PD markers that measure short-term liver function to 

measure disease severity in the liver. This will be followed by a Phase Ib study in SAH patients, which Parker believes 

has the ability to achieve clinical benefit early on, with LILLE (measured in seven days) and MELD scoring systems 

showing a high correlation with survival.  

 

Its second molecule, SZN-1326, is an intestine-targeted molecule mimicking a natural Wnt protein that binds to LRP6 

and Fzd5 found in the intestine. Parker showed a true treatment animal model, in which injury had already been 

established, exhibiting a near-complete restoration of intestinal epithelium, including, most importantly, the barrier 

function, which prevents gut microbes from being exposed to the immune system. Although SZN-1326 was well 

tolerated in the Phase I trial, it showed some grade 1 and 3 treatment-related asymptomatic transaminase elevations, 

causing the company to pause study enrollment in Q4 2022 while it pursues next steps and dosing for long-term 

development, for which no timeline was yet disclosed. Parker stressed this was not a regulatory action, but a company 

decision, and the program is still active. He highlighted that the significant unmet need in ulcerative colitis is epithelial 

healing. As opposed to existing biologic anti-inflammatories, many of which have low rates of histological remission, 

the SZN-1326 mechanism directly stimulates the histological remission or epithelial healing measured in clinical trials 

by histological remission endpoints.   

 

SZN-413 is a preclinical retinopathy program that shows human and mouse genetic evidence of the importance of 

Wnt signaling, demonstrating that activating the Fzd4 signaling pathway could have an effect in treating adult 

retinopathies. The delivery of this molecule is through local intravitreal injection, the same as Eylea (aflibercept), but 

compared to that, SZN-413 restores almost to normal both the amount of blood getting delivered and also the 

structure of the blood vessels, with a larger effect on avascular area and pathologic NV tuft formation. Under an 

October 2022 deal, the compound is partnered with Boehringer Ingelheim, who, Parker says, was particularly excited 

about the compound’s magnitude of treatment effect as well as the nature of the repair of abnormal blood vessels in 

the retina using a novel mechanism compared to others approved or in the clinic. Optimizing SZN-413 through the 

worldwide partnership also provides external validation of Wnt pathway activation and SWAP technology. Following a 

joint research period, Boehringer Ingelheim will assume worldwide development and commercialization 

responsibilities for the program in eye disease. The deal involves $12.5m up front (received during Q4 2022), as well 

as clinical, regulatory, and commercial milestones of up to $586.5m, plus mid-single-digit to low-double-digit royalties 

on commercial sales.  

 

Parker closed with a review of another research program focused on local intravitreal administration to treat diseases 

with characteristics of autoimmune disease, including Sjögren’s syndrome and age-associated conditions involving 

severe dry eye that attacks the lacrimal gland, an epithelial tissue. In data that are yet to be published, Surrozen has 

established a mouse model of lacrimal injury which showed that the injection of an undisclosed SWAP molecule into 
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the lacrimal gland increased tear production to normal within a couple of days. This represents encouraging news for 

Sjögren’s syndrome patients. He said that while the company is focused on advancing clinical candidates, it also has a 

breadth of other opportunities.  

TELA Bio (TELA) 

CEO of TELA Bio Antony Koblish opened his presentation by underlining the company's objective to develop and 

market a new category of tissue-reinforcing materials specifically tailored to solve unmet needs in soft tissue repair. 

Their OviTex products have an estimated $2.2bn US market opportunity, capitalizing on the plastic reconstructive 

surgery, hernia, and abdominal wall reconstruction markets. In this way, the company seeks to exploit the paradigm 

shift away from permanent synthetic mesh and biologic materials that risk complications, and towards biosynthetic 

resorbable and reinforced tissue matrixes.  

 

The OviTex hernia market presents a $1.5bn opportunity alone in surgeries such as complex, moderate 

ventral/abdominal wall reconstruction, and hiatal hernia repairs, based on annual procedure numbers. Clinical trial 

data from the company’s BRAVO ventral hernia study were compared against the current standard of care and 

showed a prevention recurrence rate more than 10-fold higher versus other competitors. TELA Bio has positioned 

itself to be one of the frontrunners in the robotic hernia surgery scene, which is currently expanding (from 1% in 2013 

to 21% in 2021), with approximately 40% of their product currently used in robotic procedures, and 20% 

laparoscopically.  

 

Koblish briefly touched on their newly released NIVIS fibrillar collagen pack to address moderately to heavily 

exudating wounds and to control minor bleeding. This novel product will be key in diversifying their soft tissue repair 

solutions, which currently solely rely on the OviTex portfolio. The NIVIS collagen pack is intended to be a less costly, 

more pliable, and more convenient option for surgeons, capable of being applied as a putty or gel depending on the 

wound. In addition to this, TELA Bio has assured their plans for portfolio expansion in the next 24–36 months, based 

on their IP and patents around matrix reinforcement and different polymer fiber materials.  

Private 

Ventus Therapeutics 

Ventus Therapeutics presented at J.P. Morgan 2023, highlighting their growing preclinical pipeline and productive 

drug discovery engine known as ReSOLVE. Financially, Ventus starts the year with a strong balance sheet, with 

$290MM raised from investors and cash runway ending into 2025. Clinically, the company has two distinct programs 

(VENT-03 and VENT-02) planned to enter the clinical in the second half of 2023, with multiple others in the lead 

optimization or IND-enabling phases. Additionally, the ReSOLVE platform has identified 5 other targets for multiple 

therapeutic areas, including neurology, oncology, inflammation, and immunology. In total, Ventus is poised to deliver 

at least one clinical program per year on a continual basis, an amazing feat for a company founded in 2019.   

 

Looking to the more established preclinical candidates, namely VENT-03 and VENT-02, there is a lot to be excited 

about. VENT-03 is a cGAS targeted therapy, the activation of which leads to a type 1 interferon and an NFkB-

mediated inflammatory response. Historically, cGAS targeting therapies have been plagued with early failures, 

highlighted by a total lack of IND filings for inhibitors in this space to the FDA. In an effort to break this cycle, Ventus 

was able to model the cGAS structure more granularly, noting that the catalytic pocket is large and varying in 

conformation. Furthermore, in vivo models have shown that their cGAS inhibitors are highly active and efficacious, 

with dose-dependent biomarker inhibition and signification improvement in survival demonstrated. The initial focus for 

VENT-03 will be systemic/cutaneous lupus erythematosus (SLE/CLE), but there is a potential to expand into additional 

indications with biological rational including scleroderma and dermatomyositis. 
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Looking to VENT-02, Ventus was again able to rely on the ReSOLVE platform and structural immunology capabilities 

to create a potent and selective brain-penetrant therapy. VENT-02 is a brain-penetrant NLRP3 inhibitor which inhibits 

NLRP3 activity in peripheral blood mononuclear cells and whole blood, the result of which is a fully differentiated and 

potential first-in-class therapy in refractory epilepsy and Parkinson’s disease. Ventus sees additional opportunities in 

Alzheimer’s disease and traumatic brain disease (TBI) depending on how things progress in the initial lead 

indications.   

 

In conclusion, Ventus is setting up a diversified preclinical pipeline on the back of the ReSOLVE platform with many 

clinical opportunities over the coming years. Given the speed at which potent and highly active preclinical candidates 

have been developed, the company is poised to have a solid clinical platform with commercialization opportunities a 

few years down the road should clinical trials go to plan. 
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