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Summary 

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

2023. This report contains presentation highlights from a selection of companies from Day 2 of the conference. A 

complete list of events and catalysts that were announced or updated today 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 the talk by noting that AbbVie 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 joining in mid-year. 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 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 indication plus a new indication, atopic dermatitis. Further label expansions are expected 

in the 2020-2025 time frame 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 arreata. Skyrizi is 

currently in a Phase III study for ulcerative colitis. By 2025, the 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 2024/2025 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-CD20 bispecific antibody for DLBCL with initial approval expected in 2023), navitoclax (a 

BCL-2 inhibitor with approval expected in 2024 for myelofibrosis) 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 preventative treatment of 

episodic migraine and is under regulatory review for preventative 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 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. ABBV951 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 lead by sales of cosmetic botox and Juvederm derm 

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

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

retinopathy and other chronic retinal conditions.  

 

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

expansions in 2023 and 2024 which will add meaningful revenue growth over the next several years.  

Eli Lilly and Company (LLY) 

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

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 launch of four molecules (donanemab in early Alzheimer's, 

mirikizumab in ulcerative colitis, lebrikizumab in atopic dermatitis, and pirtobrutinib in mantle cell lymphoma), and 

label expansion of tirzepatide to obesity late 2023 or early 2024. For 2023, they expect top-line growth for their 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 the 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, they gained visibility on the next 

generation of innovation with five more molecules coming behind the later stage ones: once-weekly insulin, a next-

generation Alzheimer's disease drug remternetug, an oral SERD for breast cancer imlunestrant, 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. For one thing, things are working out in all 

four of their therapy areas (diabetes/obesity/metabolism, oncology, neuroscience and immunology), which is 

unprecedented for them. They also have multigenerational themes around critical biology, though they were in some 

of these areas even before they were working out. They are also 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 the 

uptake of the drug (which is highly efficacy 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 copay 

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 

comorbidities, including sleep apnea, heart failure, kidney disease, and others. They noted that the TROA 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 longtime 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 clear plaque more have better clinical results, so they are excited to see data from their own 

donanemab mid-year. 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 has 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 for 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 

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.  

Thermo Fisher Scientific (TMO) 

CEO Marc Casper kicked off the presentation by highlighting the successful year of share gain 2022 presented for 

ThermoFisher, which he attributes predominantly to the company’s commitment to their PPI business system. In their 

presentation, they highlighted that the company achieved all of their 2022 goals, which had been previously defined at 

last year’s JPM conference. Particular goals Caspar underlined included their revenue growth, capital deployment, 

and ESG advancements. Whilst financial results for the full year of 2022 will be released in February, ThermoFisher 

believe they are on track to deliver 14% core organic growth, generate $6.2B of revenue, and make $2.03 adjusted 

EPS contribution. For the upcoming year, continued share gains, capital deployment and ESG prioritisation remain as 

key annual goals. The company estimates a 7-9% three-year core organic revenue growth and feel confident they will 

achieve this target by continuing to employ their robust PPI strategy. The company also expects to deploy substantial 

capital over the next three years following their attested capital deployment strategy. M&A stands as the primary focus 

of this deployment strategy, expecting 60-70% of capital deployment. 25-40% of capital is expected to be deployed in 

returns, with approximately half a billion dollars returned last year in dividend and with this anticipated to consistently 

increase over time.   

 

ThermoFisher’s end market portfolio comprises four sectors: Biopharma, analytical instruments, diagnostics and life 

science solutions. The analytical instruments end market boasted 16% growth for ThermoFisher in the third quarter of 

2022. Whilst market acceleration can likely claim some cause of this growth, Casper underlines the company’s 

combination of commercial initiatives and R&D investments to be a large source of the success of ThermoFisher’s 

instruments market in 2022. The instruments market saw various launches throughout the year, including the 

SeqStudio Flex series and Phadia 2500+. Looking forward to 2023, the company looks set for another promising year 

to sustain this growth, entering the year with a strong ordering book and high demand.  

 

This year already boasts the turn of one key milestone for ThermoFisher, with the acquisition of the Binding site 

completed in early January. This is expected to contribute $0.07 to adjusted earnings share in 2023. In the 

presentation, the CEO expresses the company’s excitement for the possible opportunities which may accompany the 

acquisition of this high-growth business.   
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In closing, the company’s continued prioritisation of revenue growth, capital deployment, and ESG progression were 

outlined, and CEO Caspar is confident ThermoFisher is well-positioned for another year of success.   

Large Cap 

Bayer (BAYN) 

Bayer announced a +3% increase (currency and portfolio adjusted) in sales growth; a lesser increase than last year, 

where the company presented a +7% increase in sales growth at the 2022 J.P. Morgan Healthcare Conference. 

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.  

 

Nubeqa, an agent approved for nmCRPC and one of Bayer’s most profitable assets, has seen sales over double from 

2021 to 2022, and has received an approval in combination with chemotherapy for the mHSPC setting, which is 

expected to further drive growth of this asset. Bayer estimated that it could become a billion-euro 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 

€100mn. The company hopes to expand the label of Kerendia to include heart failure with mildly reduced / preserved 

ejection fraction (HFmr/pEF) 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 are 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 their global R&D budget 

in 2023.   

BioNTech (BNTX) 

BioNTech SE (BNTX) founder and SEO Ugur Sarin, MD, began this year’s JPM presentation with discussion around 

the company’s vision and commercial/market leadership in the COVID-19 vaccine arena. BioNTech and partner Pfizer 

now hold 60% of the global COVID-19 market share and have shipped over 550 million doses of their variant adapted 

vaccine.   

 

Also reviewed was the company’s activity in the broader infectious disease space with 3 additional COVID-19 trials 

under way, and 3 Phase I trials with mRNA vaccines for HSV2, malaria, and a COVID-19/influenza combination 

vaccine (in development with Pfizer). In immuno-oncology, Dr. Sarin noted that clinical POC was attained for 

candidate BNT211 (the company’s first cell therapy for solid tumors) and BNT312 (a next-generation checkpoint 

immunomodulator), and four additional programs are in first-in-human trials. 
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BioNTech recently announced multi-year partnership with the United Kingdom government aimed at accelerating 

clinical trials for personalized mRNA immunotherapies with the aim to provide personalized cancer therapies for up to 

10k patients by the end of 2030, and BioNTech’s acquisition of artificial intelligence firm InstaDeep to enhance the 

company’s initiatives surrounding AI- and machine learning-based drug development.  

 

Summing up 2022, Dr. Sarin explained that the company expanded its partnership base with 4 new collaborations, 

broadened its pipeline with 22 programs now in 26 ongoing clinical trials, and grew its team by adding over 1,500 new 

employees. Priorities for 2023 include sustained leadership in COVID-19 (with variant-adapted and T-cell enhancing 

vaccines), continued immuno-oncology progress with mRNA vaccines, CAR-T cell vaccines, and next-generation 

immuno-modulators, and additional work in infectious diseases, with tuberculosis and shingles vaccines expected to 

advance into the clinic. By 2030, the company expects to be a multi-product global biotech leader.   

Fresenius Medical Care (FMS) 

CEO and Chairperson Helen Giza provided an overview of the challenges that Fresenius Medical Care (FMC) faced in 

2022 and the outlook for the company in 2023 and beyond. FMC is the market leader for dialysis care in the US, has 

the largest dialysis network globally, and offers service and products for the broader chronic kidney disease (CKD) 

population. Giza highlighted the expected growth in the market owing to aging populations and high rates 

hypertension and diabetes, which are expected to drive increased need for CKD treatment and dialysis. The company 

is aiming to offer holistic care for CKD patients and lead innovations in key products and services needed for the 

management of this population. Core business aims include driving value-based care, by improving outcomes and 

reducing costs for care, and providing more at-home dialysis (up to 25% of US dialysis delivery by 2025).  

 

However, 2022 saw unexpected challenges from the extended impact of the Covid-19 pandemic reducing patient 

numbers, high inflation, and labor shortages leading to increased costs, all contributing to limited growth. To improve 

performance, FMC is moving away from the traditional regional business model towards a global infrastructure 

supporting two key pillars: care delivery (services) and care enablement (products). Investment will continue with the 

aim of reducing overall costs leading to profitable growth. Six key aspects of the business were highlighted, including 

stabilizing the core business, patient centricity, improved profitably, the new business model, optimizing the 

company’s product portfolio, and developing a winning culture. Nonetheless Giza identified headwinds facing FMC in 

2023 as the 2022 government provider relief funding is unlikely to be continued, the economic macroenvironment 

remains challenging, and labor shortage will continue. During the question and answers following the presentation, the 

CEO noted that benefits and opportunities could arise for FMC from difficulties facing smaller players in the dialysis 

space and the adoption of more aggressive pricing strategies.  

GSK (GSK) 

Dame Emma Walmsley, GSK’s CEO, kicked-off the presentation with a reflection on what she heralded as a landmark 

year for the company following the demerger of its consumer healthcare business. At the 2022 JPM conference, 

Walmsley announced her vision for New GSK, which was to become a focused global biopharma company achieving 

a sales year-on-year compound annual growth rate (CAGR) of 5% and generating $33bn worth of sales by 2031. 

These targets would be driven by a portfolio of drugs targeting four major therapy areas: infectious diseases, HIV, 

oncology, and immunology/respiratory. After a strong FY2022 performance, Walmsley concluded GSK is confident it 

will meet its ambitious goals laid out for the next decade. GSK’s FY2022 revenue guidance was raised twice, and 

double-digit growth is expected for its sales (8-10%) and adjusted operating profit (15-17%) results.   

 

GSK has built a strong pipeline of 23 vaccines and 42 medicines, which has supported it to achieve industry-leading 

milestones. GSK won the first approval for a long-acting HIV medicine and the first US regulatory acceptance of an 

RSV older adult vaccine. The future of its HIV franchise was discussed briefly, with the forthcoming Dovato patent cliff 

in 2028 being a significant event. However, GSK expects to transition its patients onto cabotegravir (Cabenuva and 

Apretude) well ahead of this date. Furthermore, by 2026, GSK expects long-acting regimens to bring in ~£2bn in 

sales. Walmsley boasted GSK has the broadest vaccine portfolio in the industry, with 25 vaccines supplied across 160 
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countries. The Company’s unrivalled suite of vaccine technology platforms has elevated its vaccines pipeline and 

multiple potential first- or best-in-class opportunities are in development. Of note is its chronic hepatitis B vaccine, 

bepirovirsen, which is expected to start Phase III development this year, and its potential blockbuster RSV older adult 

vaccine which produced potential best-in-class data in its 2022 Phase III readout.    

 

In its infectious diseases department, Walmsley stated that GSK is well-placed to meet some of the biggest global 

challenges. Its chronic hepatitis B treatment is expected to enter Phase III development later this this year, and it has 

the potential to be the first-in-class functional cure for the 300 million people living with chronic hepatitis B infection 

worldwide. Additionally, an NDA for gepotidacin, a novel oral antibiotic for the treatment of urinary tract infections, is 

expected to be submitted this year.   

 

Walmsley concluded the presentation by stating GSK’s 2021-2026 outlook was to achieve a >10% adjusted operating 

profit CAGR, a >5% sales CAGR, high growth rates for its vaccines and speciality medicines franchises, and ~£10bn in 

cash to be generated from operations.   

Sanofi (SNY) 

Sanofi’s CEO, Paul Hudson, exuded a sense of pride throughout his presentation, highlighting nine consecutive 

quarters of growth, pointing to Dupixent’s persistent potential beyond its current success, as well as continued 

momentum in driven by the 2023 launches of potentially best-in-class hemophilia drug, Altuviiio, and first-in-class RSV 

asset, Beyfortus. Additionally, 27 readouts across immunology, oncology, neurology, and vaccines are expected, that 

include pivotal readouts from Dupixent in COPD and tolebrutinib in relapsing MS.   

  

Dupixent is on track to achieve €10bn in 2023, five years from its initial launch in atopic dermatitis, having reached 

over 500,000 patients across five indications (atopic dermatitis, asthma, nasal polyps, eosinophilic esophagitis, and 

prurigo nodularis). With over 7 million biologic eligible patients across Dupixent’s approved indications, Hudson 

declares that they haven’t even scratched the surface of Dupixent’s potential. Indeed, they have set sights on €13bn 

as the next sales milestone to surpass. Additionally, the massive potential in COPD was reiterated, though Hudson 

couldn’t adequately field the answer to why COPD makes sense to target, beyond a sub-set of individuals that my 

have type 2-driven disease.   

  

Dupixent is the cornerstone to Sanofi’s determination to be the world’s leading immunology company, paving a 

commercial path for the company to pursue a series of additional pipeline assets across dermatology, respiratory, and 

gastroenterology. Nine prospects noted in the JPM presentation include atopic dermatitis candidates anti-OX40L 

amlitelimab, non-beta IL-2 Synthorin (also for IBD), oral IRAK4 degrader SAR444656, oral BTK inhibitor rilzabrutinib 

(also for asthma), topical BTK inhibitor atuzabrutinib (SAR444727), as well as anti-IL-13/TSLP bispecific nanobody 

SAR443765 for asthma, anti-IL-33 itepekimab  for COPD, and oral TNF inhibitor SAR441566 and oral RIPK1 inhibitor 

eclitasertib (SAR443122) for IBD.  

  

Hudson elaborated on the potential for two upcoming launches. Solely using efanesoctocog alfa’s intended trade 

name, Altuviiio, the CEO differentiated this as the best-in-class factor VIII therapy with advantageous dosing and 

stating that there would be no need for any other factors, while acknowledging Hemlibra as a worthy competitor. The 

target action date for Altuviiio’s BLA is at the end of February. Sanofi also has sights set on a second 2023 launch, this 

one in RSV. This season’s surge in RSV, overwhelming US hospitals, lends urgency and justification to Beyfortus, 

which was shown to reduce hospitalizations by 80%. Beyfortus has already gained approval from the European 

commission and Sanofi hopes to launch this monoclonal antibody in time for the next season.   

Mid Cap 

Acadia Pharmaceuticals (ACAD) 
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Acadia Pharmaceuticals’ Chief Executive Officer Steve Davis started this presentation by outlining the strategic 

priorities for the company, which focus on four marketed and pipeline assets. These include 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 $500 million 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.   

 

Acadia is preparing for the launch of trofinetide, which is potentially 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 everything is on track. The NDA, which was submitted in July 2022, is primarily supported by the 

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

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

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

Rett 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 (AKRO) 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 amongst other 

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: (i) one-stage improvement in fibrosis without 

worsening of NASH and (ii) NASH resolution without worsening of fibrosis.  
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In addition, Cheng noted that efruxifermin received breakthrough therapy designation from the FDA in December 

2022, the only NASH candidate to obtain three rare disease designations from both US and EU (FDA’s fast track 

designation and EU’s PRIME designation). Cheng asserted that by receiving all three designations, efruxifermin should 

enjoy enhanced regulatory support from the 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 a 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 supporting 

efruxifermin’s mechanism of action.  

 

In his closing remarks, Cheng highlighted the company is well-poised financially with approximately $374 million 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 2023 as an important inflection point for the company.  

Cerevel Therapeutics (CERE) 

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

Therapeutics Holdings, Inc. (CERE) 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, Dr. 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 ADP in recognition of unmet medical need. The 

Phase I MAD trial is underway 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 published top-line data from a 

Phase Ib clinical trial of emraclidine in adults living with schizophrenia indicated positive ABPM data, and final 

readouts from two Phase II trials are expected in 1H 2024.  

  

Cerevel’s darigabat is an α2/3/5-selective GABAA receptor PAM 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 2 POC epilepsy trial (REALIZE) are expected Mid-

2023. Based on the positive topline results reported in February 2022 for the Phase 1 trial of darigabat in acute 

anxiety, Cerevel has selected panic disorder, as the second indication for development for darigabat. A Phase 2 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 PD, as both monotherapy and adjunctive treatment. All three 

of Cerevel’s Phase 3 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).  

  

Dr. 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 
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supported by important data catalysts expected in the next 18-24 months, and a strong balance sheet sustaining the 

company’s operation into 2025.   

Karuna Therapeutics (KRTX) 

With the new year, comes new management for Karuna all the way from top with the new President and CEO, Bill 

Meury. In 2023, Karuna expects to open new potential for the company, most significantly with their first ever NDA 

filing estimated to be filed to the US Food and Drug Administration in mid-2023 for the use of KarXT as a treatment for 

schizophrenia. This would be based on data from the EMERGENT programme which so far has shown positive results. 

The trials have shown improvements in positive and negative symptoms as measured by primary and secondary 

endpoints. As well as that, the medication has been well-tolerated and has not been associated with weight gain, 

extrapyramidal side effects or somnolence. The company expects further data from the other trial programme, ARISE, 

in 2024.  

 

Building up a case on the use of KarXT in the treatment of psychosis in Alzheimer's disease, Karuna expects to 

introduce two new Phase III trials to the ADEPT programme. With the first ADEPT-1 trial initiated as of August 2022, 

top-line data is set for 2025 alongside ADEPT-2. Both trials will be looking at the efficacy and safety of KarTX vs 

placebo where the third ADEPT-3 trial would be a long-term safety study. 

  

Overall, Karuna is well-funded with $1.2B to support operations through 2025 to allow for all these milestones to be 

reached. Whilst Karuna seems to have a very well calculated course of progression for 2023, having the NDA filing 

submitted in the expected timeframe will undoubtedly take them to the next level.  

Novocure (NVCR) 

Novocure’s Executive Chairman William Boyle started the presentation pointing out that the company was founded in 

2000 with a very simple mission. That mission was to develop the Tumor Treating Fields, or TTFields, platform to help 

patients with the most difficult-to-treat cancers. It has made tremendous progress over the years and has already 

treated over 26k patients with glioblastoma. The company currently has the infrastructure to go even further and build 

on its progress and extend the reach of its platform and treat many more patients.  

  

Tumor Treating Fields is a new and unexpected modality to treat cancer that was invented over 20 years ago. Its 

founder Yoram Palti had the ingenious insight that the machinery of cell division is made up of highly charged 

proteins. Electric fields can be tuned to selectively enter cancer cells and kill them. Electric fields are delivered via 

Novcure’s Optune device which is made up of an electric field generator that is attached to arrays which are placed 

on the body around the tumor to transmit electric fields to the tumor. The strong electric fields can disrupt mitosis, 

prevent double-strand DNA repair, and interfere with cell mobility. Most importantly when the cells are killed, they are 

killed via the immunogenic pathway. This means that when cells die their components are exposed to the immune 

system, essentially unmasking tumors that are hidden from the immune system. Each mechanism has implications for 

how the company can deliver therapy and combine it with other therapies to maximize benefits for patients. The 

bottom line is that TTFields is the backbone therapy and used to improve immunotherapy, chemotherapy and 

radiation. All this is done without systemic toxicity since cancer cells can be selectively targeted even in combination 

with other agents.   

  

Boyle went on to talk about the company’s strategy which is built on three pillars. It seeks to expand its reach in 

existing indications and expand reach in terms of new trials and indications. Thirdly, since its therapy is delivered via a 

device, they can continue to engineer it and improve various aspect of the therapy. Novocure has an established 

commercial business in GBM with $500+B in annual revenues which allows it to further invest in the future. Growth is 

within their reach and can be accomplished by geographic expansion and increased penetration in existing markets. 

The company has a subscription business model in which it is paid per month of therapy. Therefore, the better the 

patients do on the treatment the better the company does. Novocure is focused on growing in GBM and to do so it 
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has to strengthen the healthcare provider recommendation for TTFields, increase patient demand for Optune, and 

become a streamlined organization.   

  

Novocure seeks to expand TTFields clinical footprint by investigating its use in new indications, expand labels in 

approved indications, and explore additive effects with standards of care. Boyle pointed out that four Phase 3 trials are 

expected to readout in the next 18-24 months. The company recently announced successful completion of the 

LUNAR lung cancer trial evaluating the safety and efficacy of TTFields together with standard therapies for stage 4 

non-small cell lung cancer following progression while on or after treatment with platinum-based therapy. The LUNAR 

study also showed a statistically significant and clinically meaningful improvement in overall survival when patients 

were treated with TTFields and immune checkpoint inhibitors, as compared to those treated with immune checkpoint 

inhibitors alone, and a positive trend in overall survival when patients were treated with TTFields and docetaxel versus 

docetaxel alone. Patient enrollment was well balanced between the ICI and docetaxel cohorts of the experimental and 

control arms, and control arms performed in line with prior studies. TTFields therapy was well tolerated by patients 

enrolled in the experimental arm of the study. Novocure plans to release full results from the LUNAR study at a 

medical conference later this year. The company has already started regulatory work and is preparing to file a new 

PMA with FDA in the second half of this year. It also expects to file for a CE Mark with European regulators this year. 

Novocure hopes for approvals in 2024 with commercial launch in 2025. The LUNAR study is expected to be followed 

in six months by the INNOVATE study in ovarian cancer, then followed by METIS in brain metastasis from NSCLC, 

and then PANOVA in pancreatic cancer. There is a cadence of catalysts expected every six months for the next two 

years.   

  

Boyle ended the presentation talking about improvements to the Optune device and the opportunity to treat many 

more patients with more effective dosing. He pointed out that dose is function of time on the therapy and the strength 

of electric fields in the tissue. Novocure had been limited by the strength that it can apply by the heat on the skin since 

patches are applied to the skin and the intensity is turned up. In December, the company launched a next generation 

array whose name has not yet been announced. The new array is lighter, more flexible, and more comfortable on 

patients which allows for longer treatment time. It can deliver more power and is better at dissipating the heat. It is CE 

marked and will be rolled out in Europe in the first part of 2023. The company will also be applying for a PMA 

supplement in US toward the end of the year.   

Sage Therapeutics (SAGE) 

Sage Therapeutics (SAGE) is a biopharmaceutical company focused on improving brain health via drugs targeting 

GABA and NMDA. During the presentation, CEO Barry Greene outlined the groundbreaking success of zuranolone, a 

selective GABAa modulator for the treatment of Major Depressive Disorder (MDD) and Postpartum Depression (PPD). 

This drug is a collaboration with Biogen and an NDA for both indications was filed in December 2022.  

 

The company highlighted that zuranolone addresses a high unmet need in MDD, which is an episodic disorder that 

must be treated chronically due to the drugs available. Patients tend to cycle through multiple drugs for months -even 

years- before arriving at a treatment plan that is sufficient and then must stay on this medication indefinitely, 

regardless of their frequency of MDD episodes. However, zuranolone is a short course approach and during trials, 

patients saw rapid improvements after only two or three days of treatment and these improvements persisted even 

after the end of the two-week course, with 80% of participants requiring only one or two weeks of treatment a year. 

Furthermore, similar success was reported for both monotherapy and adjunctive use as well as in patients with 

comorbidities like anxiety and insomnia.  

 

Likewise, the approval of zuranolone would also play a key role in the treatment of PPD. PPD affects as many as 

500,000 birthing people per year and it is estimated that less than 20% are diagnosed and treated since obstetricians 

and pediatricians tend to refer patients to a psychiatrist for longer term care, which can take months and adds an 

extra layer of complication. Sage noted that because zuranolone is short acting, this may allow obstetricians to treat 

PPD early in the diagnosis and thus improve outcomes. Only one other drug, Sage’s Zulresso, is approved specifically 
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for PPD and this treatment must be administered intravenously, whereas zuranolone is oral and therefore increases 

patient access.  

 

Additionally, Sage has two pipeline drugs, SAGE-718 and SAGE-324, continuing into Phase II trials in 2023. SAGE-

324, another collaboration with Biogen, is a GABA positive allosteric modulator (PAM) that is geared towards Essential 

Tremor and potentially other movement disorders like Parkinson’s Disease. The company expects to complete accrual 

for the Phase II study later this year and release results soon thereafter. SAGE-718, a first-in-class NMDA PAM, is 

currently in four placebo-controlled trials for Huntington’s Disease, targeting the cognitive impairment associated with 

NMDA hypofunction seen in Huntington’s patients. In the future, Sage also plans to trial SAGE-718 for cognitive 

impairment in other neurodegenerative diseases such as Parkinson’s and Alzheimer’s.  

 

Also mentioned in passing during this presentation was extrasynaptic GABAa PAM SAGE-319, which will be moving 

into Phase I trials in 2023. Not much was discussed about this drug but the company hopes to eventually study SAGE-

319 as a potential treatment for social interaction disorders.  

 

From a financial perspective, Sage indicated that they are in an excellent position for the upcoming year and that their 

collaborations with Biogen both continue to provide funding for research operations and include a cost-sharing 

program for zuranolone in the US. The company also has a Japanese partnership for expansion into Japan, Korea, 

and Taiwan, but any further international marketing will be up to Biogen.  

Ultragenyx Pharmaceutical (RARE) 

Ultragenyx Pharmaceutical’s CEO and president, Emil Kakkis, presented at the 41st Annual J.P. Morgan Healthcare 

Conference, focusing primarily on the company’s emphasis on operational efficiency, commercial revenue growth, 

and key pipeline data leading to value generation in the future. Ultragenyx plans to focus on its larger pivotal 

programs, leverage its current pipeline and infrastructure, and expand its current markets to increase commercial 

revenue, noting that reaching patients around the whole globe is not only best for all patients, but for growth of its 

commercial portfolio in these rare diseases. 

  

Ultragenyx also included preliminary 2022 revenue and 2023 guidance in its presentation, noting total Crysvita 

revenues including North America, Latin America, and Europe, are expected in the $277-$279 million range, with 

2023 guidance of $325-$340 million. Dojolvi 2022 figures are $55-$56 million, with 2023 guidance of $65-$75 million. 

Total product revenue including Crysvita, Dojolvi, Mepsevii, and Evkeeza for 2022 is expected to be $352-$356 

million, with 2023 guidance of $425-$450 million.  

 

Ultragenyx spent much of the presentation on their three main pivotal pipeline programs, focusing most of the time on 

what they labeled their highest value program, the monoclonal antibody UX143 (setrusumab) for osteogenesis 

imperfecta (OI). In April 2022, Ultragenyx initiated the Phase II/III Orbit study of UX143 in pediatric and adult patients 

with OI aged five to 25. Enrollment completion is anticipated in early 2023 and data from the Phase II portion of the 

study is expected in mid-2023, including two-month changes in bone biomarkers response that will be used to 

establish the dosing algorithm for the Phase III portion of the study, expected to start in mid-2023 as well. In the first 

half of 2023, Ultragenyx plans to initiate an additional randomized bisphosphonate-controlled study  

in patients <5 years with severe bone disease, the most critical of patients due to higher fracture rate.   

The antisense oligonucleotide GTX-102 for Angelman Syndrome was also emphasized, as management noted that 

investor interest is high following an adverse event in a severe scoliosis patient after the 12mg loading dose. 

Ultragenyx continues to explore the dose of GTX-102 in a Phase I/II study. Expansion of the dosing cohort population 

is expected in the first half of 2023, with data readout expected this year following interim data released in July 2022 

from the acquisition of GeneTx.  

 

Gene therapy was the final focus, as Ultragenyx is hoping to have the first ever treatment options for several rare 

diseases, and they included several progress updates and expected catalysts for the immediate future. UX701 AAV 

gene therapy for Wilson Disease is in Stage 1 of the pivotal Cyprus2+ study, with enrollment completion expected in 
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mid-2023 with data on safety and initial signs of clinical activity expected in early 2024. UX111 for MPS IIIA has a 

Phase I/II/III study ongoing and plans to meet with the FDA in the first half of 2023 to discuss a filing path, as 

Ultragenyx is shooting for accelerated approval. The last patient has entered the baseline screening phase of the 

Phase III study of DTX401 for Glycogen Storage Disease Type Ia (GSDIa), with data expected in the first half of 2024.  

Vir Biotechnology (VIR) 

George Scangos the chief executive officer Vir Biotechnology lead the discussion and began by outlining that the 

main goal of the company is to provide better prevention and treatments for infectious diseases worldwide. He has 

confidence in the company’s ability to achieve this as it has a proven track record of assets launched for serious 

infectious disease such as Xevudy (sotrovimab) for COVID-19, while it has still managed to maintain the development 

of other pipeline assets throughout the pandemic period. Scangos highlighted the importance of further research and 

development into infectious diseases as proven by the COVID-19 pandemic and the impact this has had by becoming 

a serious threat to global health, as well as world economics.   

 

Developmentally, the company has four key research pillars which includes hepatitis B (HBV), hepatitis D (HDV), 

influenza, and COVID-19. HBV is a disease which affects approximately 300 million people worldwide and the 

company’s goal is to find a functional cure which prevents disease progression. Vir currently has two unique assets in 

this space: VIR-2218, which is an HBV-targeted siRNA, and VIR-3434, a dual-action monoclonal antibody (mAb) 

engineered for immune engagement. Currently, the company has four ongoing Phase II trials for HBV with additional 

trials expected to begin in 2023, including the initiation of the THRIVE/STRIVE trial for VIR-3434 with or without VIR-

2218 or PEG-IFN-α, in H1 2023. Clinical readouts are expected in H1 from the Phase II MARCH trial (Part A) 

investigating the combination of VIR-2218 plus VIR-3434 in HBV. HDV is the most severe form of hepatitis, that 

requires HBV for its replication, and affects approximately 12 million people globally; the risk of hepatocellular 

carcinoma (HCC) with HDV is four times greater than with HBV alone. At the present time there are no approved 

treatments for HDV in the US, creating an opportunity for Vir to become a market leader in a market that could be 

worth up to $2 billion. The company also has an ongoing Phase II trial (SOLSTICE) for VIR-2218 plus VIR-3434 with an 

interim data readout expected in H2 2023. In the influenza space, current vaccines are only partially efficacious, so 

there is an opportunity especially in targeting patients who are >65 years old and at risk of severe disease. An 

ongoing Phase II trial of VIR-2482 for influenza prevention has now fully enrolled a total of 3,000 patients, with interim 

data expected to be released mid-2023. Over 2 million doses of Vir’s COVID-19 asset sotrovimab have now been 

administered worldwide in over 40 countries. Interim data is expected in H2 2023 from the Phase III PROTECT-V trial. 

Research into COVID-19 treatment is continuing and Vir has identified next generation antibodies that are both broad 

and potent. The company is also planning for the initiation of Phase I programs for HIV prophylaxis in H1 2023.   

 

Ongoing innovation by the company includes research into broadly neutralizing mAbs, programmable T Cell vaccines, 

small molecules and future-proof viral vaccines, and it has a rich pipeline of preclinical assets that can provide long 

sustained growth for company. Vir is bolstered by financial strength with approximately $2.7 billion in cash expected 

to fund internal development programs.  

Small Cap 

Almirall (ALM) 

The Chairman of the Board and Interim CEO of Almirall, Carlos Gallardo, began this years JPM 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 including atopic dermatitis, onychomycosis, psoriasis, acne, 

keratosis and acne.  

 

The company demonstrated a solid presence in the European markets, with a net sale of €534.9 million, counting for 

84% of the company's total sales. Furthermore, it was stated that the company was not facing the risk of patent 
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expirations for more mature products in their portfolio. Ilumetri seems to be driving the sales of the company 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. Carlos Gallardo highlighted that the 

company recently submitted a BLA for the regulatory approval of lebrikizumab and are expecting approval later in 

2023. On October 2022, the European Medicines Agency (EMA) accepted the filing of the Marketing Authorization 

Application (MAA) for lebrikizumab for the treatment of moderate to severe atopic dermatitis, with regulatory approval 

from the EMA expected later this year. Carlos 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's 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 expect the product to be launched 

first in the US in 2024 and later on in in Europe.  

 

Key figures from December 2022 showed €1.6 billion in terms of market cap. Carlos Gallardo also pointed out the 

audited sales figures in 2021, with a €827 million revenue, €236 million EBITDA and a strong cash flow generation.  

Amneal Pharmaceuticals (AMRX) 

Amneal’s Co-founder and Co-CEO, Chirag Patel, presented on behalf of the company for the 41st JPM Healthcare 

Conference. Having ended 2022 with a 250+ product portfolio of complex generic, injectable, biosimilar and specialty 

therapies, Amneal achieved nearly 2.2B in revenue, solidifying its position as a top 5 U.S. 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 

with its first three biosimilars: Alymsys, Releuko, and Fylnetra. The first two of the oncology biosimilars were launched 

in October and November 2022 respectively, and the company is anticipating the Fylnetra launch in the first quarter of 

2023.   

 

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

is Amneal’s CD/LD therapy for Parkinson’s disease and currently has a FDA target action date set for June 30, 2023. 

The data presented is 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 DHE 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 with Orion to distribute 

generics in Europe, Australia, and New Zealand back in the fourth quarter of 2022. In partnership with Fosun, the 

company anticipates 5 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 launches in generics planned for 2023, on top of anticipated launches from its own branded pipeline, 

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

Coherus BioSciences (CHRS) 

Having announced bolstering its Ophthalmology portfolio only yesterday with an Eylea (Aflibercept) biosimilar 

FYB203, Coherus BioSciences’ CEO, Dennis Lanfear, started the presentation with real positivity toward the 

company’s position going into 2023, with several product launches planned and substantial revenue streams from its 

biosimilars. Coherus believes the exclusive U.S. commercial rights agreement to an Eylea biosimilar is a perfect 

strategic fit and will allow the company to broadly target the entire $7 billion class of anti-VEGF products. Additionally, 

CIMERLI, the company’s Lucentis (ranibizumab) biosimilar that was launched at the end of 2022, has projected 

revenues of over $100 million for 2023 expects to have great commercial success with an opportunity to provide an 

FDA-approved alternative to off-label Avastin, a drug that comprises around 40% of the VEGF unit market share. The 
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company not only has the full label and both dosage forms of CIMERLI but has obtained interchangeability with 12 

months exclusivity, further adding to CIMERLI’s compelling market position.   

 

Adding to the company’s success in launching UDENYCA (pegfilgrastim biosimilar), which achieved over 20% market 

share in the first year and revenues of $476 million in its second year, Coherus plans to launch its on-body injector 

(OBI) device, UDENYCA OBI in 2023. UDENYCA is aiming to challenge for market share here and hopes to directly 

compete with Neulasta Onpro, which retains more than 50% share of the overall pegfilgrastim market.   

 

Moving onto the company’s Immuno-Oncology platform, Dennis focused on Toripalimab, it’s mechanism of action and 

unique epitope, as well as its plethora of interesting data such as producing significant improvements in PFS and OS 

across all PD-L1 expression levels in NPC and NSCLC when in combination with Pembrolizumab. Interestingly, 

Toripalimab’s ability to extend patient survival has been seen most prominently in nasopharyngeal cancers, an 

indication with no FDA-approved immuno-oncology treatment, and Coherus believes Toripalimab in combination with 

chemotherapy has the potential to become the new standard of care for first-line treatment. Despite hold ups with 

inspections in China due to the country’s COVID restrictions, Coherus still anticipates launch in the first half of 2023 

with a market potential of between $100 and $200 million. In summary, Coherus is poised for an exciting 2023 with 

several product launches expected in the near term that will add significant revenues to the company's already 

impressive balance sheet.   

Edgewise Therapeutics (EWTX) 

Edgewise Therapeutics (EWTX) opened its J.P. Morgan presentation with an overview of its development pipeline 

focused on advancing innovative treatments for devastating muscle disorders. The company is developing its lead 

candidate EDG-5506 to become a foundational therapy for muscular dystrophy. EDG-5506 represents a potentially 

disease-modifying mechanism of action for both Duchenne muscular dystrophy (DMD) and Becker muscular 

dystrophy (BMB) by directly targeting fast muscle fibers.  In interim results from the Phase Ib ARCH study of daily 

EDG-5506 tablets in 12 adults with BMD, treatment with EDG-5506 led to a sustained decrease in creatine kinase and 

profound suppression of TNNI2, demonstrating target engagement. An updated analysis of 12-month data will be 

presented in the second quarter of 2023. The company believes that the functional and pain improvements seen in 

the ARCH BMD patients to date should potentially translate to functional improvements in DMD. In October 2022, 

Edgewise initiated the Phase II LYNX study of EDG-5506 in children with DMD, and anticipates top-line results in the 

second half of 2023. The company is also planning to advance evaluation of EDG-5506 in BMD into a Phase III 

CANYON trial in the second half of 2023.  

 

Joining EDG-5506 in Edgewise’ muscular dystrophy portfolio is EDG-7500, an oral, selective, cardiac sarcomere 

modulator that regulates myosin by targeting the complex protein-protein interactions that control cardiac contraction 

and relaxation processes. Building on its previous success in developing precision small molecules for neuromuscular 

disorders, Edgewise announced that it will be developing EDG-7500 for the treatment of hypertrophic cardiomyopathy 

(HCM). Preclinical data supports activity in both oHCM and nHCM with minimal changes in LVEF. Studies of EDG-

7500 in an established feline model of oHCM demonstrated improved contractility and a marked reduction of the 

LVOT gradient and suggest that a fixed dose regimen requiring less intense follow-up may be possible with the novel 

treatment. This is certainly an attract prospect for the management of a disease for which current therapeutic efficacy 

is limited. Edgewise plans to submit an IND in the third quarter of this year, and to evaluate its novel cardiomyopathy 

candidate in a Phase I study in healthy volunteers and HCM patients sometime in the second half of 2023.   

ImmunoGen (IMGN) 

ImmunoGen, an ADC focused biotechnology company, kicked off its J.P. Morgan presentation with the success of 

Elahere’s approval and launch in the U.S with reported net sales of $2.6M in Q4 2022. Elahere was granted 

accelerated approval previously in November 2022 for the treatment of adult patients with Feα positive, platinum-

resistant epithelial ovarian, fallopian tube or primary peritoneal cancer who have received one to three prior systemic 

treatment regimens. The first patient was dosed with Elahere on December 1, 2022. ImmunoGen will strive to 
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establish Elahere as the standard of care for patients by providing patient support and management and seek broader 

reimbursement through coverage policies.  

 

With ~$275M in cash and cash equivalents on hand as of December 31, 2022, ImmunoGen provided a roadmap for 

2023 and goals for the year, including development expansion for Elahere as well as global commercialization 

opportunities. The Phase III randomized confirmatory MIRASOL study in FRα- high patients with PROC completed 

enrollment in mid-2022 with top-line data expected in early 2023 with the potential to support full approval of Elahere 

in both the US and EU. An additional Phase II trial for PSOC monotherapy continues to enroll and ORR data are 

expected by year end 2023 with the potential to support a label expansion later in 2024. Two new Elahere 

combination studies, the Phase III GLORIOSA study and Phase II trial 420, were initiated in late 2022. ImmunoGen 

continues its partnership with Huadong for Elahere to develop and commercialize Elahere in Greater China with an 

approval in China planned for late 2024, highlighting a potential significant area for growth.  

 

Additional therapies on ImmunoGen’s pipeline includes pivekimab sunirine (IMGN632) along with early-stage assets, 

IMGC936 and IMGN151. Development continues to advance for the breakthrough therapy designated pivekimab 

targeting CD123+ hematologic malignancies with CADENZA top-line data in de novo BPDCN patients expected in 

2024 after a supportive data readout and FDA type B meeting in August 2022. IMGC936, an ADAM9-targeting ADC 

co-developed with MacroGenics, continues Phase I development with data expected in the second quarter of 2023. 

Lastly, IMGN151, a next-generation FRα-targeting ADC targeting tumors aimed to build upon Elahere, will continue 

Phase I development in 2023.  

Kymera Therapeutics (KYMR) 

During 2022, Kymera reached numerous milestones setting the Company up to be well-positioned for continued 

success in 2023. These achievements include advancing four programs to clinical stage, attaining a deep pipeline 

positioned to deliver ≥1 IND/year and developing a unique target selection strategy based on using TPD to unlock 

high value, undrugged targets. In addition, Kymera is well-capitalized to continue hitting milestones, with roughly 

$560m of cash, enabling expansion of clinical impact into areas with large clinical and commercial opportunities.  

 

Now with four novel drug candidates spanning across the immunology and oncology fields; KT-474 (IRAK4 degrader), 

KT-413 (IRAKIMiDs degrader), KT-333 (STAT3 degrader) and KT-253 (MDM2 degrader), Kymera has become a 

recognized leader in Targeted Protein Degradation (TPD). Although in early clinical stages, each of these drugs have 

shown promising data that shows they have the potential to be the best-in-class therapy for their respective fields.   

 

With their strong foundation set in 2022, Kymera is only at the beginning of their journey - and with that said, the 

Company aims to maximize the untapped potential of TPD in areas with large clinical and commercial opportunities in 

the future.  

Nuvalent (NUVL) 

Nuvalent’s CEO Jim Porter started his presentation by emphasizing the company’s mission to translate its deep 

expertise in innovative chemistry and structure-based design into best-in-class small molecule medicines for cancer 

treatment. Their aim is to create highly selective kinase inhibitors that will have better clinical responses and less off-

target effects (which can be dose-limiting and thus negatively impact efficacy).   

 

With a focus on non-small cell lung cancer (NSCLC), the company has two main scientific programs: NVL-520 for 

ROS1-positive NSCLC and other solid tumors, and  NVL-655 for ALK-positive NSCLC and other solid tumors, having 

identified unmet needs in these populations through their close partnerships with physician-scientists. Both agents 

have promising pre-clinical data and are currently being assessed in Phase I/II studies in previously-treated patients. 

While targeting relatively small patient populations (ROS1 gene rearrangements are present in 1-2% of NSCLC 

patients and ALK gene rearrangements occur in 3-5% of NSCLC patients), if successful in demonstrating clinical 

efficacy in their respective target populations, these agents would fulfil a significant unmet need.   
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In the ROS1-positive patient population, the U.S. standards of care in the first-line setting are either Pfizer’s Xalkori or 

Roche’s Rozlytrek. Once patients progress on these therapies, their treatment options are limited, and with over half of 

these patients developing brain metastases, a significant unmet need remains for a treatment that offers efficacy and 

that can penetrate the blood-brain barrier. In addition, currently available treatments can lead to CNS-related adverse 

events through their action on TRK, highlighting a real need for highly selective inhibitors with no off-target inhibition 

of TRK. Nuvalent’s NVL-520 is positioned as an option for patients with ROS1-positive disease who have developed 

resistance mutations following previous treatment, having shown efficacy and CNS penetration in preclinical studies. 

In addition, the agent does not affect TRK (and thus does not lead to CNS adverse events) in preclinical studies.   

Similarly, NVL-655 is positioned as an option for patients with ALK fusion-positive NSCLC who have developed 

resistance mutations following previous ALK inhibitor treatment (such as Alecensa, Alunbrig, Zykadia, Xalkori, or 

Lorbrena), also having shown efficacy, as well as CNS penetration in preclinical studies. And just like NVL-520, NVL-

655 is TRK-sparing, thus bypassing potential CNS side effects.   

 

ARROS-1 and Alkove-1, the Phase I/II trials assessing NVL-520 and NVL-655, respectively, are both designed to 

support potential registration in TKI-naïve and/or previously treated ROS1-positive and ALK-positive NSCLC patients. 

If positive, with target populations characterised by a high unmet need, data from the Phase II parts of these trials may 

be sufficient for approval, with both Rozlytrek and Xalkori having set a precedent for approvals based on early-phase 

data.  

 

With a small but active pipeline, Nuvalent’s focus on NSCLC may prove lucrative, even when restricted to biomarker-

defined populations, as Citeline forecast that the ROS1-positive NSCLC major market will reach $317 million by 2031, 

while the ALK-positive major market is estimated to reach over $2 billion by 2031.   

Pliant Therapeutics (PLRX) 

Pliant Therapeutics [PLRX] continues to make strides in its development pipeline, highlighting key upcoming 

milestones for 2023. The presentation's opening remarks focused on its most advanced Phase IIa asset, bexotegrast 

(formerly PLN-74809), in both idiopathic pulmonary fibrosis (IPF) and primary sclerosing cholangitis (PSC). This small 

molecule is designed to prevent toxicities linked to systemic transforming growth factor (TGF)-blocking reported in the 

present standard of care (SOC) by inhibiting the activation of αvβ6 and αvβ1 integrins, which induce activation of TGF 

(particularly in fibrotic tissues). Preliminary results for the Phase IIa INTEGRIS-IPF study at 160 mg were discussed 

(previously seen in mid-2022), with additional results expected from the trial of a higher dose (320 mg) in Q1 2023. 

The safety and tolerability profile of bexotegrast was noteworthy, as it appears to be an improvement over the current 

standard of care (SOC). Presented clinical trial data on the most common side effect, GI intolerance, was found to be 

0% in the bexotegrast monotherapy group versus 18% in combination with SOC. Pliant plans to initiate a Phase IIb 

trial in patients with IPF in mid-2023, with the trial evaluating bexotegrast as a monotherapy and as an add-on to the 

current SOC. In addition to this, bexotegrast’s ongoing Phase IIa trial in the untapped PSC indication is expected to 

provide results in Q3 2023, reporting on the safety, tolerability, and pharmacokinetic profile of the treatment.  

 

Meanwhile, Pliant's early-stage antifibrotic pipeline is progressing well, with one investigational new drug (IND) 

application submitted (PLN-101095) and another expected in 2023. (PLN-101325). The company highlighted the 

activity in affecting the solid tumour microenvironment of PLN-101095, another dual selective (αVβ8 / αVβ1) integrin 

inhibitor. This asset's IND was submitted in Q4 2022, and Pliant expects to commence Phase I development in Q2 

2023. In addition to this, an IND application for PLN-101325, an α7β1 integrin activating antibody that serves to 

stabilize muscle fibers in patients with Duchenne muscular dystrophy and other kinds of muscular dystrophy, is 

scheduled to be submitted in 2023.  

Stoke Therapeutics (STOK) 

Stoke’s CEO Edward Kaye kicked off the presentation by outlining the company’s overall goal of upregulating protein 

expression to treat the underlying cause of severe genetic diseases. Their four main diseases of focus currently are 
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Dravet Syndrome, Autosomal Dominant Optic Atrophy, Rett Syndrome, and Syngap1 syndrome. He described the 

benefits of their specific TANGO approach to creating disease modifying drugs versus other genetic approaches, with 

their approach targeting the normal copy of the gene, versus the mutated copy. Their TANGO approach leads to 

increased functional protein expression, versus alternative approaches which ultimately end up with about 50% 

functional protein expression.  

 

This TANGO approach is being used to accomplish the company’s mission of transforming the treatment of Dravet 

Syndrome, a severe, progressive genetic epilepsy, by targeting the underlying cause of the disease, not just the 

seizures. Kaye highlighted the unmet need in Dravet Syndrome, with seizures not adequately controlled in 90% of 

patients with the disease, despite the numerous treatments available. Most patients with Dravet Syndrome end up on 

3 or more anti-seizure medicines, which prove to be ineffective, and the toxicities have a cumulative effect. Stoke is 

currently developing STK-001, which is currently the only potential disease-modifying approach in the clinic. It is the 

hope that this drug will not only manage the seizures, but also the syndrome itself. Kaye outlined the data presented in 

December 2022 at the American Epilepsy Society conference from their Phase I/IIa SWALLOWTAIL, MONARCH, and 

ADMIRAL studies. He highlighted that single and multiple doses of STK-001 up to 45mg were well-tolerated with a 

55% reduction in convulsive seizure frequency observed in patients treated with three doses of STK-001 (45mg). 

Reductions in seizure frequency were maintained with ongoing treatment, and early indication of improvements in 

non-seizure comorbidities were shown as measured by BRIEF-P.  

 

At the close of the presentation, Kaye gave a brief overview of their remaining pipeline and their anticipated near-term 

milestones, with a CTA filing in the UK for STK-002 for autosomal dominant optic atrophy expected in the first half of 

2023, and an aim to initiate a Phase I/II study in 2024. Additionally, Stoke plans to share updated 45mg clinical data in 

the middle of 2023 for their Phase I/IIa MONARCH study evaluating STK-001 in Dravet Syndrome. Stoke also plans to 

release 70mg data from their Phase I/IIa ADMIRAL study in Dravet Syndrome in the second half of 2023. The hope is 

to initiate a Phase III study for STK-001 in Dravet Syndrome and to eventually bring the first gene modifying treatment 

for Dravet Syndrome management to the market.   
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