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Healthcare intelligence – the future of 
clinical development 
Foreword  

 
 
Rising costs, digital disruption, staff ing shortages and global macroeconomic pressures are all forcing 
healthcare to change and evolve, at pace and on an immense scale.  
 
As the world’s leading clinical research organization, ICON has evolved to become the global leader in 
healthcare intell igence — the driving force behind our company. It is a synthesis of our human expertise, our 
extensive and insightful data resources and the most robust suite of integrated clinical capabilities in the 
industry — all delivered seamlessly. Combined, we provide proactive guidance and built-to-spec solutions for 
our clients across every phase of drug and device development. 
 
We leverage healthcare intell igence to deliver innovative solutions, from driving the adoption of decentralized 
clinical trials for accelerated and more cost-effective delivery, to continuously setting new standards for 
cl inical research best practices. 
 
As a global provider of outsourced development and commercialization services, we understand that 
development costs and risks have never been higher. With over 8,000 employees exclusively dedicated to 
biotech clients, ICON provides flexible partnership models, acting as a ful ly externalized project development 
partner. We help emerging biotechs meet their milestones and deliver data and evidence-based results to 
their investors, large pharma partners, regulatory authorities and other stakeholders. 
 
We are dedicated to challenging the status quo and innovating at every turn. Innovation in clinical 
development helps us to improve the l ives of patients across the globe.  
 
We look forward to the wealth of knowledge and insights that will  be discussed at the 41st Annual J.P. Morgan 
Healthcare Conference. This conference is an opportunity to collaboratively consider the issues we face 
today and our trajectory and impact for tomorrow. 
 
Now more than ever, sharing knowledge facil itates the collaborative development of innovative solutions that 
drive l ife sciences and healthcare forward.  
 
We are pleased to partner with Citeline to deliver the following preview coverage of the J.P. Morgan 
Healthcare Conference. To learn more about healthcare intell igence, visit us at www.iconplc.com.  
 

http://www.iconplc.com/
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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. Before the meeting kicks off, we have chosen a few companies to watch throughout the week to prime you for 

the jam-packed conference. Here we summarize the current affairs surrounding these companies and potential 

discussion points to be presented. 

Stay tuned for Biomedtracker’s full real-time coverage of the 2023 J.P. Morgan Healthcare Conference. Our daily 

reports published each evening will bring you the important pipeline updates and key takeaways from the entire day’s 

presentations. With our platforms helping you navigate along the way, you’ll stay informed on the latest updates in 

drug development and not miss a beat from the biggest investor healthcare conference of the year. 

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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Companies to Watch (Alphabetical) 

Abbvie (ABBV) 
AbbVie pushes for a year of growth in 2023, with various upcoming regulatory and developmental catalysts to 

countervail blockbuster Humira’s looming patent cliff. With several adalimumab biosimilars approved and set for 

launch upon Humira’s loss of exclusivity in the US in 2023, Abbvie will likely cover the anticipated erosion to Humira 

sales, as well as continuing to outline how they have braced to withstand this expected loss by exploring various other 

growth opportunities. These include regulatory decisions expected for Rinvoq, ABBV-951, Qulipta, epcoritamab, and 

navitoclax across both European and US markets.  

With Humira erosion taking center stage of investor’s interests, AbbVie’s presentation will likely focus predominantly 

on updates to their double-pronged strategy involving the launch of Rinvoq and Skyrizi across all Humira’s indications, 

in a bid to damage-control this loss. 2022 saw the bulk of this strategy come to fruition, following approval of Skyrizi 

for Psoriatic Arthritis and Crohn’s disease, and Rinvoq for ankylosing spondylitis across European and US markets. 

With an approval decision for Rinvoq in Crohn’s disease expected in the second quarter of 2023, we may expect the 

company to detail specific updates on the progress of this regulatory submission, as well as provide an overall guide 

on the success of this protective strategy, thus far.  

Looking at the oncology space, AbbVie will potentially provide updates on their bid to gain accelerated approval in 

Europe and the US for epcoritamab in relapsed refractory large B-cell lymphoma, with regulatory decisions expected 

in both markets within the upcoming year. Read-outs from the Phase II REFINE and the Phase III TRANSFORM-1 

trials, investigating navitoclax in treatment of myelofibrosis, are also expected in the first half of this year. AbbVie may 

also detail how these will feed into their plan to submit regulatory applications for the drug in European and US 

markets within the second half of 2023. It is possible the company will also outline expected erosion for blockbuster 

Imbruvica due to increasing competition from rivalling BTK inhibitors, as well as an unfavorable amendment in the 

NCCN guideline preference for the treatment of chronic lymphocytic leukemia.  

The company also expects regulatory developments within the CNS space. Specific updates may include details on 

the progress of novel agent ABBV-951’s New Drug Application (NDA) for the treatment of Parkinson’s Disease, with 

an approval decision expected in the second quarter of 2023. AbbVie may also discuss the supplemental NDA, which 

was submitted for the use of Qulipta in the treatment of chronic migraines in 2022, and which has a PDUFA date 

within the second quarter of 2023. 

ACADIA Pharmaceuticals (ACAD) 
ACADIA Pharmaceuticals is a forefront player in the neuroscience space, developing novel RNA-based medicines for 

rare neurodevelopmental diseases of the central nervous system. 2022 was a year of pipeline progress, highlighted by 

the NDA filing to the FDA for trofinetide for the treatment of Rett syndrome in addition to a collaboration agreement 

with Stoke Therapeutics to pursue multiple RNA-based treatments for severe and rare neurodevelopment diseases. 

Under the terms of the agreement, Stoke will receive an up-front payment of $60M from Acadia and is eligible to 

receive up to $907M in milestones as well as royalties on future sales, putting the total potential deal value at $967M.  

Looking forward to 2023, this is shaping up to be a transformative year for ACADIA. We expect to see further 

developments on the SYNGAP1, Rett Syndrome (MECP2) and other undisclosed neurodevelopmental programs as 

part of the collaboration with Stoke which could bolster the already stable pipeline. Additionally, the FDA granted 

priority review and assigned a PDUFA action date of March 12, 2023 for trofinetide in Rett syndrome and top-line 

pivotal results from the ADVANCE-2 study of pimavanserin (brand name: Nuplazid) in negative symptoms of 

schizophrenia are expected in the calendar year.   
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While we don't expect to see an advisory committee for trofinetide, there is some investor concern related to adverse 

events and discontinuations. Notably, patients in the trofinetide group experienced diarrhea (trofinetide = 80.6%, 

placebo = 19.1%) and vomiting (trofinetide = 26.9%, placebo = 9.6%) at rates meaningfully exceeding those in the 

placebo group. Furthermore, discontinuation rates were significantly higher in trofinetide patients versus placebo 

patients (17.2% vs 2.1%) while serious adverse events were consistent between groups (3.2% for both). Despite 

optimism from ACADIA officials that these rates are not a concern as many patients often deal with significant 

constipation leading to impaction, it is something to keep an eye out for as it could have an impact on caregivers 

and/or parents of those effected. Additionally, there is investor concern that the high diarrhea rates in the trofinetide 

group could have functionally unblinded the treatment arms, rendering the drug un-approvable by the FDA based on 

LAVENDER data.  

Overall, ACADIA is in a great position heading into 2023, with catalysts expected throughout the pipeline, an approval 

decision imminent for trofinetide, and Nuplazid slated for steady and expanding sales into the coming years. 

Akero Therapeutics (AKRO) 
Akero Therapeutics is targeting high unmet diseases where metabolic dysregulation is the key driver. At present, the 

company is focused on one drug candidate, efruxifermin, a fibroblast growth factor 21 (FGF21) agonist, intended for 

the treatment of non-alcoholic steatohepatitis (NASH). In September 2022, Akero Therapeutics’ stock rose to new 

highs since its IPO in 2019 after data disclosure from HARMONY, a Phase IIb study of efruxifermin in NASH patients 

with fibrosis stage 1-3 (F1-F3). In this study, efruxifermin showed superiority over placebo in the percentage of 

patients achieving ≥1 fibrosis stage improvement without worsening of NASH and for those achieving NASH 

resolution without worsening of fibrosis. These data put Akero in a strong position to advance efruxifermin to Phase III 

in 2023, given that the results shown by efruxifermin met the key endpoints required by the FDA and EMA for 

approval of drug candidates for NASH. Moreover, the early efficacy profile for efruxifermin compares well against 

Galmed Pharmaceuticals’ aramchol meglumine and Inventiva Pharma’s lanifibranor, which are both in Phase III, and is 

possibly superior to Intercept Pharmaceuticals’ obeticholic acid.  

At the conference, Akero will likely delineate future development plans for efruxifermin in 2023. Investors should 

expect potential guidance on the upcoming Phase III program, highlights on the ongoing Phase IIb SYMMETRY study, 

a trial evaluating efruxifermin in compensated cirrhosis (F4) NASH patients, and possibly planning for US and EU 

regulatory submissions. Healthy cash and cash equivalents reserve of $374.0 million (as of third quarter 2022) will 

allow Akero to fund its pivotal Phase III program for efruxifermin, which if successful, could pave the way for future 

regulatory submissions globally. 

Alnylam Pharmaceuticals (ALNY) 
RNAi pioneer Alnylam has had a promising year, with its stock price up ~40% (at the time of this writing). It is now the 

lead on four drugs that are on the market – Onpattro and Amvuttra for hATTR amyloidosis with polyneuropathy, 

Givlaari for acute hepatic porphyria, and Oxlumo for primary hyperoxaluria type 1. It is also partnered on a potentially 

major approved dyslipidemia drug, Leqvio. However, at its Q3 quarterly update, guidance for the year was still just 

under a billion dollars ($870-$930mn), though its products are still ramping up. Hence, it will be interesting to see what 

the company reports at JPM, where they usually give unaudited results for Q4 and the full year.  

Amvuttra, approved this year, is a more convenient subcutaneous silencer of TTR than IV Onpattro, so there is 

cannibalization of sales, but officials have said the new option has doubled the number of start forms per month, so 

the two combined are growing, which may well be one highlight at the presentation. Much of the jump in stock price 

came with positive data for Onpattro in ATTR amyloidosis with cardiomyopathy. While the results were primarily 

functional measures – and it is unlikely physicians will favor it over oral Vyndaqel/Vyndamax (tafamidis), which has 

shown a benefit in clinical outcomes – the findings are somewhat suggestive that Amvuttra's clinical outcomes trial will 

be positive, with results expected early 2024, though curiously in Onpattro's smaller and shorter study, a numerical 
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benefit on CV events was only noted in the subgroup on tafamidis. On how the drug may be used, officials have also 

said there are a number of patients who need additional treatment for their cardiomyopathy, though of course, treating 

with two orphan drugs would be quite expensive, and they could receive some push back from payers, especially 

without clinical outcomes data. So there could be more questions on the issue. Of note, Amvuttra is currently given 

every 3 months, but one catalyst for 2023 is data on biannual dosing, along with a corresponding regulatory 

submission. The company also has a potentially yearly drug in the pipeline, which is expected to start a Phase I trial in 

2023, with primary completion possibly towards the end of the year. The latter two were in the 2023 goals presented 

at their recent R&D Day, and the company may provide an update on the full set of catalysts at JPM.  

When asked at a recent conference call on what should be expected from their JPM presentation, CEO Yvonne 

Greestreet said she was most excited about progressing Onpattro in cardiomyopathy, with a PDUFA in October of 

2023; completing enrollment of Phase II studies of zilebesiran in hypertension, with results expected in 2023; and 

early stage data on ALN-APP in early onset Alzheimer's disease, though that will be from a single dose escalation 

portion of the trial.  

In the past, they have also highlighted their R&D platform and success metrics –it will be interesting to see if they talk 

more about some of their novel projects – as well as information about their five year plan (P5x25) on expanding 

treatment of patients, maintaining a large pipeline, and achieving high rates of revenue CAGR to finally reach at least 

non-GAAP profitability. 

Amgen (AMGN) 
Leading into the 2023 JPM conference, Amgen has several near-term readouts expected, including for immunology 

drug Tezspire and cancer drug Lumakras. The first approved KRAS inhibitor for NSCLC, Lumakras is also being 

investigated in the Phase III CodeBreaK 300 trial is investigating combination with Vectibix in CRC patients harboring 

the KRAS G12C mutation. A near-term readout from the Phase II NSCLC Lung-MAP study, looking at Lumakras at 

960 mg once daily versus a lower daily dose of the drug, is expected and may be released during JPM. Additionally, 

there are several topline potential label expansion readouts expected for asthma drug Tezspire: a Phase III study in 

patients with severe chronic rhinosinusitis with nasal polyposis (WAYPOINT); a Phase IIb urticaria trial (INCEPTION); 

and a Phase IIa trial in COPD (COURSE).   

Amgen will also likely report on their volume-driven strategy for products like PCSK9 inhibitor Repatha, oral psoriasis 

drug Otezla, and osteoporosis drugs Prolia and Evenity. Amgen’s recently acquired Tavneos, is in a program looking 

to expand the anti-neutrophil cytoplasmic autoantibody-associated vasculitis label to hidradenitis suppurativa, 

glomerulopathy, and lupus nephritis.  

One focus of the JPM presentation will certainly include biosimilars, as an important portion of Amgen’s portfolio and 

the highly anticipated launch of first US Humira biosimilar Amjevita at the end of January. With AbbVie’s expectations 

of nearly 50% erosion for mega-blockbuster Humira, which saw US sales of $17bn in 2021, biosimilar entry represents 

a major opportunity for Amgen. AbbVie has touted Amgen as a “sophisticated” competitor, due to the company’s 

leading global share with their products and negotiation prowess. Amgen also has biosimilars for Stelara, Soliris, and 

Eylea in late stage.  

Looking to Amgen’s pipeline, several promising products may also be covered at the conference. These include Lp(a) 

inhibitor olpasiran being evaluated for cardiovascular disease, Phase I obesity candidate AMG 133, anti-OX40 

antibody rocatinlimab in Phase III for atopic dermatitis, anti-CD3 BiTE (bispecific T cell engager) antibody tarlatamab 

in oncology and AMG 509, a bispecific targeting STEAP1 in prostate cancer. 

Amneal Pharmaceuticals (AMRX) 
Amneal ended 2022 in a favorable position due to key product launches such as ALYMSYS, strong performance in its 

Generics, and the double-digit growth of AvKare. This contributed to quarterly net revenues averaging near $500M, 
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on track to the Company’s previously provided guidance of $2.15 billion to $2.25 billion for 2022. Additionally, Amneal 

reported quarterly increases in net revenue compared to 2021. As we have seen New Drug Applications (NDA) for 

several products, we anticipate regulatory updates from the U.S. FDA as well as additional product launches.  

For 2023, Amneal anticipates two potential approvals in the U.S. for IPX203 in Parkinson’s disease and its 

dihydroergotamine (DHE) autoinjector for migraine. The former is supported by data from the pivotal Phase III RISE-

PD clinical trial, where it was found that IPX203’s extended-release formulation offers significantly more “Good On” 

time, as well as significantly less “Off” time, compared to immediate-release CD/LD, even when dosed less frequently. 

The FDA assigned a Prescription Drug User Fee Act (PDUFA) date of June 30, 2023 to complete its evaluation of the 

NDA. For the latter on the other hand, Amneal has not provided a recent update regarding the NDA to the FDA for a 

newly licensed DHE prefilled syringe autoinjector. As such, we expect an update for the autoinjector as well as 

updated timing expectations from the Company.  

With several key launches planned for 2023, Amneal is well situated towards growth in this coming year. The 

Company plans to scale its injectable business with 30-40 launches planned from now to 2025 in multiple indications. 

We expect steady growth over time with Amneal’s growing biosimilar market in the U.S and through its own branded 

pipeline with products like IPX203 and the DHE autoinjector. 

Ascendis Pharma (ASND) 
Ascendis Pharma is likely to provide updates on a variety of rare disease programs, which are centered around its 

TransCon controlled-release pro-drug technology that aims to provide patients with a favorable weekly, rather than 

daily, dosing schedule.   

Following on from the successful 2021 commercialization of Skytrofa (lonapegsomatropin-tcgd), a once-weekly 

treatment for pediatric growth hormone deficiency (GHD), the company has filed a new drug application (NDA) with 

the FDA for TransCon PTH to treat adult patients with hypoparathyroidism, based on compelling data from the Phase 

III PaTHway trial. 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 Naptara, but this 

product is being withdrawn from the market in 2024. Other pipeline updates could cover lonapegsomatropin for adults 

with GHD, TransCon CNP, which demonstrated positive data in the Phase II ACcomplisH trial of children with 

achondroplasia earlier this year, and plans for the company’s early-phase oncology assets.  

Ascendis had a mixed stock performance this year, with share prices steadily falling over the first half of this year but 

rallying after the positive TransCon CNP data, the NDA filing for TransCon PTH, and its subsequent acceptance by the 

FDA for priority review. The company remains well funded with cash, cash equivalents, and marketable securities 

totalling €935 million as of the third quarter of 2022. However, interest from major pharmaceutical companies in the 

TransCon technology has yet to manifest itself in any concrete deals. 

BeiGene (BGNE) 
BeiGene is a biotechnology company focused on developing innovative therapeutics to improve treatment outcomes 

and access for patients worldwide. The company has a leading portfolio of medicines within oncology, including 

Brukinsa and Revlimid. BeiGene continues to expand both its clinical and commercial portfolio globally, with particular 

access to patients in China. In December 2021, BeiGene and Novartis entered into an agreement granting BeiGene 

rights to market, promote and detail five approved Novartis oncology products, Tafinlar (dabrafenib), Mekinist 

(trametinib), Votrient (pazopanib), Afinitor (everolimus), and Zykadia (ceritinib), across designated regions of China 

referred to as “broad markets.” The broad market territories in China include approximately 13,000 hospitals, in cities 

and counties with smaller populations, where roughly 500,000 people with cancer in China receive their medical care.  

On June 2022, the US Food and Drug Administration (FDA) granted accelerated approval for Tafinlar (dabrafenib) + 

Mekinist (trametinib) for the treatment of adult and pediatric patients 6 years of age and older with unresectable or 
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metastatic solid tumors with BRAF V600E mutation who have progressed following prior treatment and have no 

satisfactory alternative treatment options. In accordance with the Accelerated Approval Program, continued approval 

for this indication may be contingent upon verification and description of clinical benefit in a confirmatory trial(s). The 

FDA approval was based on clinical efficacy and safety demonstrated in three clinical trials. In the Phase II ROAR 

(Rare Oncology Agnostic Research) basket study and the NCI-MATCH Subprotocol H study, Tafinlar + Mekinist 

resulted in overall response rates of up to 80% in patients with BRAF V600E solid tumors, including high- and low-

grade glioma, biliary tract cancer and certain gynecological and gastrointestinal cancers. An additional study (Study 

X2101) demonstrated the clinical benefit and acceptable safety profile of Tafinlar + Mekinist in pediatric patients.  

We can also expect updates on the humanized IgG4 anti-PD-1 monoclonal antibody, Tislelizumab. In the third quarter 

of 2022, Beigene announced that the revenue of Tislelizumab reached $128.2 million in China alone, a 67% increase 

over the prior year period. The company also announced acceptance by the Center for Drug Evaluation (CDE) of the 

NMPA for a supplemental biologics application (sBLA) for tislelizumab in combination with chemotherapy as a first-line 

(1L) treatment in patients with unresectable locally advanced, recurrent or metastatic esophageal squamous cell 

carcinoma (ESCC) along with a new drug application submitted in South Korea and New Zealand. 

Biogen (BIIB) 
As pioneers in neuroscience, Biogen discovers, develops, and delivers worldwide innovative therapies for people 

living with serious neurological diseases as well as related therapeutic adjacencies. The company has a leading 

portfolio of medicines to treat multiple sclerosis, has introduced the first approved treatment for spinal muscular 

atrophy, and developed the first and only approved treatment to address a defining pathology of Alzheimer’s disease. 

Biogen is also commercializing biosimilars and focusing on advancing one of the industry’s most diversified pipelines 

in neuroscience that will transform the standard of care for patients in several areas of high unmet need.  

In 2022, Biogen and its partner Eisai announced that the US FDA accepted the BLA under the accelerated approval 

pathway for lecanemab (BAN2401) for the treatment of mild cognitive impairment due to Alzheimer's disease and mild 

AD with confirmed presence of amyloid pathology in the brain. Eisai's application was granted Priority Review, with a 

Prescription Drug User Fee Act action date of January 6, 2023. Eisai aims to file for traditional approval in the US and 

for marketing authorization applications in Japan and Europe by the end of Eisai’s FY2022, which ends March 31, 

2023. Just recently, Eisai initiated submission of data for a BLA to the National Medical Products Administration of 

China for lecanemab. We anticipate Biogen will provide an update on the lecanemab program.   

The company may also discuss tofersen, an investigational drug for superoxide dismutase 1 amyotrophic lateral 

sclerosis. In the third quarter of 2022 Biogen announced that the FDA accepted a New Drug Application for tofersen 

and granted Priority Review. As part of the ongoing review, Biogen submitted responses to information requests by 

the FDA, which the FDA considered a Major Amendment to the application that will require additional time for review. 

As a result, the review period has been extended by three months and the Prescription Drug User Fee Act goal date 

has been updated from January 25, 2023 to April 25, 2023.  

In April 2022, Biogen completed the sale of its 49.9% equity interest in Samsung Bioepis to Samsung BioLogics. 

Biogen received approximately $1 billion in cash at closing and expects to receive another $1.3 billion in cash to be 

deferred over two payments of approximately $812.5 million due at the first anniversary and $437.5 million due at the 

second anniversary of the transaction closing. Biogen is also eligible to receive $50 million in earnouts. 

Biohaven (BHVN) 
Eyes will be on Biohaven to see what the newly independent public spin-off company, Biohaven Ltd., has in store for 

2023 following Pfizer’s $11.6bn acquisition of Biohaven and its migraine portfolio in October 2022. Prior to the 

acquisition, the company spun off its former subsidiary, Biohaven Research Ltd., into what is now known as Biohaven 

Ltd. which focuses on areas outside of the migraine/calcitonin gene-related peptide (CGRP) space.   
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With newly shifted priorities, Biohaven Ltd. will now be concentrating on advancing its novel approaches and assets to 

potentially address areas of high unmet need. Specifically, this includes the company’s Kv7 voltage-gated potassium 

channel platform and the small molecule modulators it is developing for epilepsy and neuronal hyperexcitability (BHV-

7000), and chronic pain. In addition, Biohaven Ltd. is expected to give updates on its third-generation glutamate-

modulating agent, troriluzole, for obsessive-compulsive disorder (OCD), spinocerebellar ataxia, and glioblastoma. The 

presentation will likely highlight 2023 plans for releasing top-line data from the Phase III trial (NCT04641143) 

evaluating the use of adjunctive troriluzole in those with OCD.    

Other potential updates include those on Biohaven Ltd.’s in-licensed Phase III anti-myostatin adnectin drug, 

taldefgrobep alfa, in spinal muscular atrophy. We also expect to hear information on the developer’s Phase I assets, 

the small molecule glutamate N-methyl-D-aspartate (NMDA) receptor antagonist, BHV-5000, for Rett syndrome and 

the CD38 targeting antibody recruiting molecule (ARM), BHV-110, for the potential treatment of multiple myeloma.  

Biohaven Ltd.’s current capital position stands strong with a $257.8 million cash balance following Pfizer’s acquisition 

of Biohaven in early October 2022. Further, the company garnered net proceeds of $282.8 million following the 

conclusion of a public offering in late October 2022. With that in mind, we expect management to emphasize that they 

are well-positioned to reach upcoming milestones and accelerate the development of their pipeline assets in 2023. 

BioMarin Pharmaceutical (BMRN) 
BioMarin is an expanding biotechnology company that focuses on the development and commercialization of 

therapies specializing in genetic medicines. Following on from the recent commercial success of Voxzogo for pediatric 

achondroplasia in 2022, BioMarin has won the race to be the first-in-class gene therapy for hemophilia A, receiving 

conditional European approval in August. Hemophilia A is a rare genetic disease caused by the absence of, or a 

defect in the fVIII clotting protein, affecting approximately 25,000 males in the US alone, with over half of those 

diagnosed having the severe form. Currently severe hemophilia A is treated with fVIII infusions administered 2-3 times 

per week or a bispecific monoclonal antibody administered 1-4 times per month. Roctavian’s 6-8 years dosing 

schedule, therefore, proves to be a very attractive advancement for the indication, although it may fall short of being 

the cure that was the hope from gene therapy.   

Despite EMA approval, the regulatory road to the FDA has been less smooth. The initial BLA for Roctavian, was 

submitted with data from its Phase I/II trial and its active Phase III - GENEr8-1 study, of which only a small subset of 

patients had 2-year follow-up data at the time. Differences noted in the mean FVIII expression levels between the 

Phase I/II and Phase III trials prevented the agency from using the earlier trial to assess the treatment’s durability of 

effect (~35 versus 70 IU/dL, respectively). Although the company did not report differences between the two trials, it 

did report changes in the manufacturing process, which is likely to have raised the FDA's concerns.  

BioMarin’s stock performance has improved over this year, driven by the EU approval and FDA resubmission for 

Roctavian. The company remains well funded with cash and cash equivalents of $762 million as of the third quarter of 

2022, which should facilitate commercial and investigational plans. BioMarin’s presentation is expected to cover the 

rollout of Roctavian in Europe, the US commercialization plans for Roctavian assuming approval following the current 

PDUFA action date of March 31 2023, and further global regulatory submission plans. Other upcoming catalysts for 

BioMarin include top-line results for a Phase I/II trial evaluating the effectiveness of Roctavian in combination with 

prophylactic corticosteroids (a strategy to limit the immune response to the viral vector that delivers the gene 

therapy), updated 3-year data from the Phase III GENEr8-1 study (Q1 2023), and Phase III top-line results for Pfizer's 

partnered asset, Talzenna, in prostate cancer (H2 2024). 

BioNTech (BNTX) 
During 2022, BioNTech and its mRNA technology remained in the spotlight as the company’s Pfizer-partnered 

COVID-19 vaccine Comirnaty continued to pull in strong sales. The companies also released a variant-adapted 

version of their vaccine in the mid-fall. Looking forward, BioNTech has not made 2023 vaccine sales projections due 
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to uncertainty in demand and the continuing emergence of variants. However, we do expect the company to discuss 

its continuing plans to ramp up new vaccine development in the areas of cancer and infectious diseases, fueled by 

proceeds from sales of its COVID-19 vaccines.  

CEO and Co-founder Prof. Ugur Sahin, M.D. will provide this year’s JPM update and corporate overview, which is also 

expected to include mention of Pfizer/BioNTech’s combination COVID-19 and influenza mRNA vaccine candidate, 

which received FDA Fast-Track designation in early December, and BioNTech’s malaria vaccine program BNT165, 

which entered Phase I just prior to the Christmas holiday.  

We also expect discussion surrounding the new collection of STING agonists that BioNTech licensed from Ryvu in 

November through a deal that should help boost the company’s cancer immunotherapy offerings.   

Lastly, we anticipate timelines to be provided for expected data readouts and clinical trial updates, as the company 

had previously stated that it plans to initiate up to five infectious disease vaccine trials in 2023 and give updates on up 

to ten oncology trials. 

bluebird (BLUE) 
2022 has been a bit of a bounce back year for bluebird bio after seeing sales dropped by 98% from 2020 to 2021. 

Bluebird bio was able to launch its first two of its internally developed gene therapies for genetic diseases. On August 

17, 2022, Zynteglo (betibeglogene autotemcel) was approved as a one-time gene therapy for patients with beta-

thalassemia and on September 16, 2022, the FDA granted accelerated approval for SYSONA (elivaldogene 

autotemcel) for boys aged 4-17 with early, active cerebral adrenoleukodystrophy (CALD). Bluebird bio has positioned 

being the shift from being a development phase company to becoming a commercial pharmaceutical company.  

In 2023, following the apheresis process for Zynteglo being completed in Q4 2022, bluebird will begin the first 

infusions for Zynteglo while preparing Skysona for commercial launch. For therapies in development, bluebird will be 

filing for the approval of lovotibeglogene autotemcel (lovo-cel) for sickle cell disease (SCD) in Q1 2023 and recently 

received a lift on the partial clinical hold for patient under the ages of 18 for the same therapy. If everything goes to 

plan, bluebird bio will have the possibility of having three of its therapies on the market within 2023. 

Blueprint Medicines (BPMC) 
Blueprint Medicines focuses on developing novel, highly-selective kinase inhibitors for genomically-defined patient 

populations with severe diseases. The company’s revenues for Q3 of 2022 were $66.0 million, compared to $24.2 

million in Q3 of 2021. The reported global net product revenue for AYVAKIT in Q3 of 2022 was $28.6 million. The 

company currently has two approved precision therapies, AYVAKIT and GAVRETO, and is working on globally 

advancing programs for systemic mastocytosis (SM), lung cancer and other genomically-defined cancers, as well as 

cancer immunotherapy.   

Following the positive results of the PIONEER study, the company aims to launch AYVAKIT for non-advanced SM 

patients (moderate-to-severe non-advanced SM). This could result in an eligible patient population at least 15 times 

larger than the current advanced SM patient population. In 2023, the company plans to report top-line data from Part 

1 of the HARBOR trial of BLU-263 in non-advanced SM. It is expected that an Investigational New Drug Application 

will be filed to the FDA for BLU-525 for the treatment of EGFR-mutant NSCLC in Q1 of 2023. Initial data from the 

Phase I/II CONCERTO study of BLU-451 in EGFR-mutant NSCLC, and initial data from the Phase I/II VELA trial of 

BLU-222 in CDK2-vulnerable cancers, are both expected to be presented in the first half of 2023. These areas of 

development will likely be discussed in the Blueprint Medicines JPM 2023 presentation. 
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Bristol Myers Squibb (BMY) 
In October 2022, Bristol Myers Squibb reported a decrease by 3% in third quarter revenues compared to the same 

quarter in 2021, having been impacted by the recent loss of exclusivity (LOE) of their best-selling agent Revlimid, 

whose revenues declined by 28% compared to Q3 2021, and to a lesser extent, by that of Abraxane, which 

experienced a 33% decline in sales compared to Q3 2021. These significant losses will likely be covered in the BMS 

presentation, and we expect to hear their plans for offsetting them.  

In 2022, Bristol Myers Squibb completed the acquisition of Turning Point, expanding its oncology portfolio through 

gaining access to repotrectinib, a potential best-in-class tyrosine kinase inhibitor targeting ROS1 and NTRK in NSCLC 

and other advanced solid tumors, and which is now at the forefront of the company’s pipeline.   

The company renewed its portfolio in 2022, launching nine new agents, including three first-in-class products: 

Opdualag, approved for the treatment of first-line malignant melanoma, Camzyos, approved for obstructive 

hyperthophic cardiomyopathy, and Sotyktu, approved for the treatment of moderate to severe plaque psoriasis. These 

new approval and regulatory successes in 2022 give the company a strong foundation to start 2023 and will provide 

growth opportunities following the Revlimid and Abraxane LOEs. As indicated in their Q3 2022 update, BMS also 

expects a number of near-term catalysts by year end 2023, which would provide a commercial boost, and these 

include a US label expansion for Abecma, European approvals for Camzyos and Sotyktu, and a US approval for 

repotrectinib. We expect to see some updates on these catalysts at the JPM conference. BMS’s healthy mid-to-late-

stage pipeline may also provide significant opportunity for growth across key therapeutic areas, and they are likely to 

continue their expansion of pipeline portfolio. Robust sales expected for their leading products Eliquis and Opdivo are 

expected to continue boosting the company’s revenues throughout 2023, and the company is likely to present their 

expectations for these two agents.   

At JPM 2023, we also expect BMS to provide additional information regarding key data readouts for agents including 

Breyanzi, Opdivo, Reblozyl and Sotyktu, along with details and timing expectations around other 2023 catalysts. 

Cytokinetics (CYTK) 
Cytokinetics is a biopharmaceutical company that is yet to launch a drug. Its development focus is on muscle 

activators and muscle inhibitors to treat diseases characterized by impaired or declining muscle function. The most 

advanced compound in its pipeline is currently omecamtiv mecarbil, which has been developed for the treatment of 

with symptomatic chronic heart failure with reduced ejection fraction (HFrEF). Omecamtiv mecarbil is being 

positioned by the company as an add-on therapy for patients with worsening heart failure who remain at high risk for 

heart failure events and hospitalization despite receiving treatment, with its novel mechanism of action acting to 

improve cardiac contractility as well as stabilizing symptoms.  

Omecamtiv had a PDUFA date set for February 2023, but the majority of an FDA advisory committee voted against 

approval in a meeting in December 2022. Panel members deemed that the benefit-risk ratio of omecamtiv mecarbil 

was not strong enough based on the data presented from a single Phase III trial and suggested that an additional 

Phase III study be conducted focusing on a narrower group of patients (those with a left ventricular ejection fraction 

(LVEF) lower than 28%). This additional trial is likely to be announced in 2023 if the company pursues approval for this 

indication.  

Other advanced candidates in Cytokinetics pipeline include two Phase III assets; aficamten in development for 

hypertrophic cardiomyopathies and reldesemtiv in development for amyotrophic lateral sclerosis (ALS). Trial results 

for both are anticipated in 2023 so data readouts could be expected at the conference.  

Cytokinetics had a mixed stock performance this year, with share prices steadily increasing over the first half of this 

year but falling in Q4, to which the negative FDA advisory panel outcome would have contributed. The company 
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remains well funded with cash, cash equivalents and investments totaling $896.2 million as of the third quarter of 

2022.   

Esperion Therapeutics (ESPR) 
Esperion Therapeutics, Inc.’s cholesterol-lowering drugs Nexletol (bempedoic acid) and Nexlizet (bempedoic acid and 

ezetimibe) were introduced as the first oral non-statin LDL-C lowering therapy in 20 years after their FDA approval in 

2020. Third quarter earnings for 2021 reported combined sales of $14 million, and a 28% year-over-year increase in 

revenue for the drugs. At the end of 2021 Esperion announced top-line results for its CLEAR Outcomes trial, a 14,000-

patient Phase III cardiovascular outcomes trial (CVOT) in statin-intolerant patients, which met its primary endpoint of 

demonstrating statistically significant reduction in four major adverse cardiovascular events (MACEs), including 

cardiovascular death, nonfatal myocardial infarction, nonfatal stroke, or coronary revascularization. This is likely to be 

a focal point of Esperion’s JPM presentation. Full results are expected to be released in Q1 of 2023.  

Esperion Therapeutics have several projects in the investigational stage which may see updates in 2023 and could be 

discussed in their JPM presentation. An orally administered proprotein convertase subtilisin/kexin type 9 (PCSK9) 

inhibitor is being investigated in preclinical studies. All currently approved PCSK9 treatment options are delivered by 

injection, and so a tablet, oral PCSK9 inhibitor would fill a key gap in non-statin treatment options for cardiovascular 

disease patients. Additionally, the company is exploring next-generation ATP-citrate lyase (ACLYi) inhibitors to 

address multiple life-threatening diseases. Also on the horizon for Esperion in 2023 is a potential sNDA submission for 

Nexletol, which they may elaborate on during their presentation. 

Galapagos (GLPG) 
Galapagos recently announced a new strategy to invest in oncology and immunology as the business discontinues 

research in fibrosis and kidney disease. The Belgian biotech is likely to offer further details of how the company 

intends to pivot its focus and streamline its portfolio.  

Galapagos’ entry into the oncology space was marked earlier this year by the combined acquisitions of CellPoint and 

Abound Bio, Inc., leveraging CellPoint’s point-of-care manufactured CAR-T program (Cocoon® platform) and 

AboundBio’s novel antibody-based library and biological drug discovery capabilities. Several related milestones 

anticipated this year may be covered at the meeting. The company plans to submit an Investigational New Drug (IND) 

application with the US FDA for a Phase I/II study evaluating its BCMA CAR-T program in multiple myeloma, with top-

line results expected in 2023. This study complements the company’s CD19 Phase I/II programs in 

recurring/refractory Non-Hodgkin Lymphoma (ATALANTA trial) and recurring/refractory Chronic Lymphocytic 

Leukemia (EUPLAGIA trial). The ATALANTA study is currently enrolling rrNHL patients in Europe and the first 

expansion cohort for Mantle Cell Lymphoma, a form of NHL, is currently open for recruitment. The company aims to 

broaden the study to include US patients in 2023 and deliver Phase I topline results for both studies in the first half of 

2023.  

Galapagos may also provide clarity about the timeline of the readout for the Phase III- DIVERSITY study of Jyseleca 

(filgotinib) for Crohn’s disease expected in the first half of 2023. The selective JAK1 inhibitor is already on the market 

in the EU and UK for moderate-to-severe rheumatoid arthritis and ulcerative colitis, where sales momentum is 

building. Updates on the company’s plan to initiate a Phase III study of filgotinib in axial spondyloarthritis (AxSpA) in 

the coming year may also be discussed. 

GSK (GSK) 
GSK’s strength is infectious disease, with two thirds of its development portfolio focusing on vaccines and infectious 

disease (including HIV). Highlights of 2022 include record sales for the shingles vaccine Shingrix, with GSK expecting 
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to double Shingrix sales by 2026 (using 2020 as the base year). Key events for 2023 include the expected approval of 

an RSV vaccine for adults older than 60. While there are currently no approved RSV vaccines, GSK’s vaccine will 

likely compete against Pfizer’s vaccine, which is also under regulatory review, in a market that GSK expects to reach 

$10bn in annual sales. Other key events for 2023 include a Phase III readout for a pentavalent meningococcal 

vaccine, MenABCWY, and an FDA regulatory decision for daprodustat for anemia due to chronic kidney disease. GSK 

officials may also discuss depemokimab, an antibody antagonist of IL-5 which is in Phase III development for several 

indications including severe asthma.  

In 2022, GSK acquired Sierra Oncology and its late phase asset momelotinib, a JAK1/2 inhibitor. Momelotinib is 

currently under regulatory review in the US and EU, with its first commercial launch expected in 2023. Another key 

oncology product for GSK is Jemperli, an anti-PD-1 antibody approved for mismatch repair deficient solid tumors and 

for second-line endometrial cancer. In December 2022, GSK reported positive results in a Phase III trial of Jemperli for 

first-line endometrial cancer and the trial is expected to support a supplemental BLA submission for this setting. 

Approvals for momelotinib and Jemperli would provide a much-needed boost to the company’s oncology franchise 

after a series of setbacks that included the US market withdrawal of multiple myeloma drug Blenrep and the 

narrowing of Zejula’s label to only patients with germline BRCA mutations. 

Incyte (INCY) 
In July 2022, Incyte received FDA clearance for Opzelura, its topical formulation of JAK1/2 inhibitor ruxolitinib for the 

topical treatment of nonsegmental vitiligo, the first US approval of a drug in that indication. The company will likely 

address this increased focus on dermatology by further detailing its proposed $1.4 billion acquisition of Villaris 

Therapeutics announced in October and set to close in Q1 2023. A further boost to Incyte’s offerings in the vitiligo 

space, Villaris’ auremolimab (VM6) is a preclinical L-15-targeted antibody for which IND-enabling studies are currently 

underway and clinical development is expected to begin in 2023.   

During 2022, Incyte reported increased revenues over the previous year for multiple products across its 

myeloproliferative neoplasms (MPNs) and graft-versus-host disease (GVHD), other hematology and oncology, and 

dermatology franchises. The company is expected to further discuss patient growth potential for Jakafi (ruxolitinib) in 

MPNs and its US launch in chronic GVHD (in May 2022); opportunities for Opzelura in both vitiligo and atopic 

dermatitis (AD), the latter for which it was previously approved in late 2021; and the August 2022 FDA approval for 

Pemazyre (pemigatinib; INCB054828) in the relapsed or refractory myeloid/lymphoid neoplasms (MLNs) indication.  

Incyte may also highlight progress on upcoming data readouts anticipated in H1 2023 for Opzelura (European 

marketing authorization in non-segmental vitiligo), Jakafi combinations (topline results from Phase III proof-of-concept 

studies of ruxolitinib + INCB00928 (ALK2) and ruxolitinib + INCB57643 (BET) in myelofibrosis), and axatilimab (Phase 

II AGAVE-201 trial in cGVHD).   

We also anticipate discussion of key pipeline assets, including pivotal trials of parsaclisib in autoimmune hemolytic 

anemia (AIHA) and Monjuvi (tafasitamab) in 1L diffuse large B-cell lymphoma (DLBCL) and follicular lymphoma 

(FL)/marginal zone lymphoma (MZL); advancement of Incyte’s oral PD-L1, adenosine, and CDK2 programs; new 

indications for Opzelura (pediatric atopic dermatitis, lichen planus, lichen sclerosus); and potential of povorcitinib 

(INCB054707) in areas of high unmet medical need (hidradenitis suppurativa, pruritus, and vitiligo). 

Ironwood Pharmaceuticals (IRWD) 
Ironwood Pharmaceuticals is a GI-focused healthcare company dedicated to creating medicines for patients living 

with GI diseases. The company discovered, developed, and is commercializing linaclotide, the U.S. branded 

prescription market leader for adults with irritable bowel syndrome. Linaclotide has been approved for chronic 

idiopathic constipation and irritable bowel syndrome in adults since 2012. Following on from the initial success of 

linaclotide in adults, Ironwood will likely provide an update on its supplemental NDA for linaclotide under review by the 

U.S. FDA seeking approval for the treatment of children and adolescents 6 to 17 years old with functional constipation 
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and provide an update on the Phase III functional constipation study for children and adolescents for which an 

updated data readout is expected in the middle of the year.   

In April 2019, Ironwood completed its spinoff of Cyclerion Therapeutics, their new soluble guanylate cyclase 

independent business. Cyclerion is expecting Phase II top-line results from their main drug candidate is CY6463 in the 

first half of 2023, which is being studied in a Phase IIa study for the treatment of Alzheimer’s Disease. Ironwood may 

provide an update on the progress of this clinical study at the conference, as well as the progression of development 

for other indications such as MELAS, dementia, and schizophrenia. Ironwood is also expected to broadly discuss the 

rest of their earlier stage GI pipeline, with CNP-104 in Phase II development for primary biliary cholangitis and 

linaclotide colonic release-1 in Phase II development for irritable bowel syndrome. The company may also outline their 

timeline for transitioning their newer small-molecule drug candidate, IW-3300, into Phase II development for the 

treatment of interstitial cystitis and painful bladder syndrome.   

Jazz Pharmaceuticals (JAZZ) 
Jazz Pharmaceuticals is a global biopharmaceutical company with an extensive pipeline dedicated to developing 

therapeutic medicines with a primary focus on neurology and oncology indications. On 9 November 2022, Jazz 

Pharmaceuticals released positive third quarter financial results, and announced that the company is raising the mid-

point of 2022 total revenue guidance to $3.65 billion driven by increases in the guidance mid-point for both its 

neuroscience and oncology therapeutic areas. Growing and durable commercial franchises drove third quarter 2022 

total revenues of $940.7 million, a 12% increase compared to the same period in 2021.  

During 2022, Jazz entered into multiple partnerships and agreements to develop a variety of drugs. Notably, on 21 

December 2022, Jazz exercised its option to continue with its exclusive development and commercialization rights to 

Zymeworks' zanidatamab in key markets, including the US, Europe and Japan. The decision to exercise this option 

followed positive top-line clinical data from HERIZON-BTC-01, a pivotal Phase IIb trial in previously treated HER2-

amplified biliary tract cancers (BTC). The impressive results from the trial support the potential of zanidatamab as a 

new chemotherapy-free therapeutic option for HER2-amplified and -expressing BTC.   

2023 is certain to be a busy year for the company. A final readout of data from the pivotal zanidatamab study, 

including data for an exploratory HER2-low cohort is anticipated in 2023. The full data packet is expected to support a 

Biologics License Application (BLA) filing in 2023 for zanidatamab in patients with previously-treated HER2 gene-

amplified biliary tract cancer (BTC). In January 2022, the company submitted an sBLA for a MWF IM dosing schedule 

of Rylaze for the treatment of acute lymphoblastic leukemia, and received approval under the FDA Real-Time 

Oncology Review (RTOR) program in November 2022. For the same indication, Jazz is expecting an approval decision 

on its supplemental BLA for IV administration of Rylaze in 2023. We anticipate further guidance on this near-term 

catalyst, as well as updates on ongoing pipeline development, will be presented at the upcoming conference. 

Johnson & Johnson (JNJ) 
Johnson & Johnson has shown another year of growth once again, with a 4% hike in 2022. Though this growth has 

been reasonably smaller compared to previous years, JNJ is coming clear from the dips in their stock price from the 

second quarter 2022 which may have been due to reduced sales in the companies top 5 drugs (Stelara, Darzalex, 

Imbruvica, Invega and Remicade) compared with 2021. Recently we have seen indication expansions across the UK 

and US for Stelara, Imbruvica and even a double approval for Tecvayli in the treatment of multiple myeloma in Europe 

and the US.  

Whilst JNJ is no stranger to the world of medical devices, they have further invested in this market area, having 

completed the acquisition of Abiomed in a $16.6B transaction. Looking forward to 2023, JNJ have a few events to look 

forward to including such as an approval for Talquetamab in the treatment of patients with relapsed or refractory 

multiple myeloma and an approval of aprocitentan for the treatment of patients with difficult-to-control hypertension. 

As well as this, multiple filings are expected, broadening the indications of already approved medications. We should 
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also hope to see some top-line results from some later stage trials such as the Phase III MOSAICO study of 

Ad26.Mos4.HIV in HIV Prevention.  

With new CEO Joaquin Duato taking the lead as the chairman as well, JNJ looks like it is in the middle of the biggest 

shake-up in its history, launching its consumer health business, Kenvue. Duato also said that the acquisition of 

Abiomed marks another important step on Johnson & Johnson’s path to accelerating growth in their MedTech. With 

only a handful of large impact catalysts to look forward to in 2023, we should expect to see another steady increase in 

stock price for Johnson and Johnson. 

Merck & Co. (MRK) 
Merck's success is largely a reflection of its fruitful oncology franchise, as blockbuster immune checkpoint inhibitor 

Keytruda continues to dominate the market across numerous tumor types. At the 2023 JP Morgan conference, Merck 

is expected to provide key updates on how it plans to drive growth across oncology indications and diversify its 

portfolio to help offset the loss of revenue from patent expirations in the coming years. Outside oncology, Merck is 

expected to provide an update on its blockbuster Gardasil HPV vaccine franchise, as Covid headwinds ease and 

vaccination trends pick up. Additionally, we anticipate the company to re-emphasize its positive results from the Phase 

III STELLAR trial for patients with pulmonary arterial hypertension.  

Merck is expected to delve into its plans for prospective bolt-on deals and partnerships, with a focus on novel 

technologies such as mRNA, viral vectors, and antibody-drug conjugates. Recent wins from partnerships include the 

development of Keytruda in combination with Padcev for the treatment of bladder cancer in collaboration with Seagen 

and Astellas, and the development of a personalized cancer vaccine, mRNA-4157/V940, alongside Moderna, for 

patients with high-risk melanoma. Additionally, partnerships with Orna Therapeutics and Orion Corporation have been 

initiated for business development in its oncology and infectious diseases franchises.   

Neurocrine Biosciences (NBIX) 
Neurocrine Biosciences, which has four commercialized products, is focused on discovering, developing, and 

marketing treatments for neurological, endocrine and psychiatric disorders. Ingrezza, the company’s lead asset in 

neuropsychiatric development, is approved for the treatment of tardive dyskinesia (TD). After stifled sales during the 

COVID-19 pandemic, the drug generated $376million in revenue in the third quarter of 2022, prompting the company 

to raise FY22 Ingrezza revenue guidance to $1.4-1.425 billion. Ingrezza was approved in Japan for TD in March 2022. 

Neurocrine's presentation will likely focus on its extensive clinical pipeline, many of which are associated with topline 

data readouts expected in 2023.  

Ingrezza’s label is set to expand from 2023 onwards, starting with a potential approval in Huntington’s disease chorea, 

following positive data from the Phase III KINECT-HD/HD2 studies and a subsequent sNDA submission in 2022. 

Development is also progressing for Ingrezza in schizophrenia. We expect an update regarding the first of two Phase 

III registrational studies for Ingrezza as an adjunctive treatment in schizophrenia, alongside an update into the 

progress of the second registrational trial, which is yet to be initiated.  

In the same space, Neurocrine is developing NBI-1065845 and NBI-1065846 for the treatment of major depressive 

disorder (MDD). Topline data from the Phase II trial for NBI-1065845, an oral AMPA receptor potentiator, for 

inadequate response to treatment in MDD are expected in 2023. Oral GPR139 agonist, NBI-1065846, is being 

assessed in a Phase II trial for the treatment of anhedonia in MDD, with results also expected in 2023. We anticipate 

the company will present information addressing the progression of these trials.  

In the neuroendocrinology space, crinecerfont is being developed for classic adult and pediatric congenital adrenal 

hyperplasia (CAH), with two topline Phase III initial data readouts due in 2023. Crinecerfont is an oral non-steroidal 

non-peptide CRF receptor antagonist and an improved version of the company’s older CRF1 blocker NBI-77860. It is 

a direct competitor of Spruce’s pipeline asset tildacerfont so comparisons are likely to be drawn when data are 
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released. There is a high unmet need for therapies treating CAH, an indication currently lacking any commercialized 

pharmaceuticals. 

NovaVax (NVAX) 
NovaVax, a biotechnology company focused on developing vaccines for infectious diseases, has achieved significant 

milestones with its COVID-19 vaccine program, NVXCoV2373, in 2022. Building upon the success, updates at JPM 

may outline new milestones for the company’s COVID-19 vaccine, including review of clinical data and reveal further 

plans on regulatory expansion to include more age groups and global regions, alongside a development outline for 

new emerging variants of COVID-19.  

2022 kicked off with a conditional approval in Europe for NVXCoV2373 in individuals 18 years and older. The approval 

was followed by several more regulatory approvals, including Australia, South Korea, Japan, and Switzerland. EUA 

was granted from the FDA to NVX-CoV2373 as a vaccine for individuals 12 years of age and older following a positive 

FDA advisory committee panel meeting and, later, an EUA for the first booster dose in adults. Furthermore September 

2022, the EC expanded conditional marketing authorization to NVX-CoV2373 in the EU as a homologous and 

heterologous booster for active immunization to prevent COVID-19.  

In 2023, NovaVax looks forward to topline data from the Phase IIb/III Hummingbird global trial studying safety and 

efficacy of two doses of NVX-CoV2373 in children from six months through age 11 in the first quarter of 2023. As the 

pandemic continues, the data may potentially offer an opportunity for the COVID-19 vaccine to be available to all age 

groups above six months and older. Alongside the COVID-19 vaccine, recently in December 2022, NovaVax initiated a 

dose-confirming Phase II trial of its COVID-19-Influenza Combination (CIC) and influenza standalone vaccine 

candidates in adults between 50 and 80 years old. Data from the trial is expected in mid-2023. 

Pfizer (PFE) 
With the help of two COVID therapies, Comirnaty and Paxlovid, Pfizer has seen its revenues more than double in a few 

short years, from over $40 billion in 2020 to an expected $99 to $102 billion in 2022. However, these strong revenues 

will be difficult to maintain, as Pfizer expects to see a decline in its COVID franchise from its peak in 2022. 

Furthermore, Pfizer is expecting to lose approximately $17 billion in revenues starting in 2026 due to loss of 

exclusivity (LOE) for major drugs such as Eliquis, Ibrance and Xeljanz. The company expects to offset these LOE 

losses through its internally developed programs, as well as through the acquisition of companies. Pfizer has already 

signed deals to acquire Arena Pharmaceuticals (gaining etrasimod, an S1P1 agonist under regulatory review for 

ulcerative colitis), Reviral (gaining sisunatovir, a small molecule antiviral in Phase II development for RSV), Biohaven 

Pharmaceutical (gaining therapies for migraines, including Nurtec ODT approved in 2020 and zavegepant, which is 

under regulatory review), and Global Blood Therapeutics (gaining therapies for sickle cell anemia including Obryxta, a 

small molecule approved in 2019, and two Phase III assets, namely inclacumab, an antibody therapy and GBT601, a 

small molecule).   

Internally developed programs with near term launches include vaccines for RSV (an adult vaccine for those over the 

age 60 and a maternal vaccine to protect infants), ritlecitinib (a JAK3 inhibitor currently under regulatory review for 

alopecia areata), elranatamab (a BCMA directed bispecific antibody for heavily pretreated multiple myeloma) and 

Talzenna (a PARP inhibitor that will be seeking a label expansion for prostate cancer).  

Some key mid-stage pipeline therapies include (i) PF06823859 an interferon-beta inhibitor in development for two 

rare autoimmune conditions (dermatomyositis and polymyositis), with Pfizer expecting global sales of $6bn-$12bn by 

2030; and (ii) two oral GLP-1 receptors agonists for type 2 diabetes and obesity (both twice-daily danuglipron and 

once-daily PF-07081532 are in Phase IIb trials but only one of these will be selected for a Phase III trial).   
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At JPM 2023 we expect additional details on how Pfizer will address erosion of sales due to LOE and declines in the 

COVID franchise. With Pfizer continuing to be active in merger and acquisitions, announcement of an additional 

acquisition may be made. 

Regeneron Pharmaceuticals (REGN) 
Regeneron continues to see growth in Eylea and Dupxient sales, their two highest earners available on the market. As 

of Q3 2022, Eylea US revenue increased by 11% to $1.63b over Q3 2021 and Dupixent global sales increased by an 

additional 40% to $2.33b for the same interval. On top of that, the company has several drugs in its pipeline that will 

add to their portfolio of treatments available. For aflibercept 8mg, after getting positive results from its PHOTON and 

PULSAR studies, Regeneron will be filing with a priority review voucher for DME and Wet AMD late 2022, receiving 

approval in 2023.   

Recently at ASH 2022, Regeneron presented positive data for odronextamab for follicular lymphoma and 

linvoseltamab for multiple myeloma. For odronextamab, after a median follow up of 22.4 months, overall response rate 

was 82%, complete response rate was 75% and median progression free survival was 22%. These numbers are 

shown to be slightly better than Lunsumio, its nearest competitor who will have a head start to gain market approval. 

For linvoseltamab, it achieved an objective response rate of 64% as a fourth line treatment, supporting its previous 

dose escalation results. Regeneron now expects to file for approval of both of these drugs in the second half of 2023. 

Relay Therapeutics (RLAY) 
Relay Therapeutics is a biotechnology company that has developed several product candidates using its own Dynamo 

platform, to focus on precision oncology, specifically targets that have been previously intractable or inadequately 

addressed. Relay Therapeutics currently has 3 product candidates in clinical development, with RG6-433 in Phase II 

trials and both RLY-4008 and RLY-2608 in Phase I trials. During 2022, Relay Therapeutics released a number of 

exciting announcements that put the company in an exciting position for 2023.   

In June 2022, Relay Therapeutics had an end-of-Phase I meeting with the FDA to discuss the next steps for RLY-

4008’s clinical development. Full dose-escalation data from the Phase I ReFocus trial is expected in the first half of 

2023 as well initial data from the non-cholangiocarcinoma expansion cohort in 2023. Relay Therapeutics entered into 

a collaboration with Foundation Medicine, a subsidiary of Roche Holding, to develop FoundationOne CDx as a 

companion diagnostic for RLY-4008 in September 2022.   

Also of note, in September 2022 Relay Therapeutics raised $285 million through a public offering of common stock to 

fund its research and clinical development operations. Furthermore, although the companies operating expenses had 

risen in their third quarter financial statement compared to 2021, Relay Therapeutics expects its current cash, cash 

equivalents and investments will be sufficient to fund its current operating plan into 2025. With a positive end to 2022, 

Relay Therapeutics and its pipeline of oncology candidates is poised to make substantial clinical progress.   

Roche (RHHBY) 
Roche has had a mixed year with several setbacks, including seeing a steep decline in COVID-19-related sales due to 

weakening of the pandemic, the failure of its novel amyloid-beta-targeted antibody, gantenerumab, in treating 

Alzheimer’s patients with mild cognitive impairment, and a failure from its novel TIGIT-targeted antibody tiragolumab 

in first-line NSCLC. Sales of two key COVID-19 therapeutics, Actemra and Ronapreve, decreased by CHF 1 billion, 

and several key brands experienced losses to biosimilars, leading to decreased sales in their pharmaceutical division, 

as per Roche’s Q3 earnings report. It is expected that Roche will discuss the biosimilar erosion of key brands such as 

Avastin, Herceptin and Rituxan, and elaborate on their plans to continue offsetting these losses.  
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The TIGIT-inhibitor tiragolumab in combination with Tecentriq failed to show a significant increase in PFS for first-line 

NSCLC patients compared to Tecentriq alone, a significant setback for both Roche and the TIGIT class as a whole. 

However, Roche are continuing the trial, hoping for positive OS data. Tiragolumab in combination with Tecentriq is 

also being investigated in the Phase III SKYSCRAPER-03 trial for second-line and beyond NSCLC patients, as well as 

in the Phase III SKYSCRAPER-07 and 08 trials for esophageal cancer. We expect an update on the progress of these 

four Phase III studies, as well as any future plans for further trials regarding tiragolumab.  

Roche still has several thriving brands, including Tecentriq and Alecensa in the oncology therapeutic area. Data from 

the pivotal Phase III CONTACT-03 study of Tecentriq in renal cell carcinoma are expected in early 2023. We expect 

an update on the progress of this trial, which is investigating Tecentriq in combination with Cabometyx in patients who 

have received an immune checkpoint inhibitor previously in the first- or second-line setting; an area of great unmet 

need within this indication.  

Alecensa, Roche’s flagship ALK inhibitor, is approved for ALK+ NSCLC and is currently being investigated in the 

Phase III ALINA trial in the adjuvant setting – a lucrative setting with a large population. Topline results for the ALINA 

trial and filing in the US, EU, and Japan are expected in 2023; we therefore expect Roche to provide an update on the 

progress of ALINA and offer a timeline for future regulatory proceedings.   

At the JPM conference 2022, Roche laid out plans for Roche’s Pharma Vision 2030, where they aimed to double 

medical advances at a lower cost to society and transform through a decentralized execution across the entire 

pharma organization. We expect Roche will discuss their progress towards reaching this goal, and further detail their 

plans to achieve this in the coming years. 

SpringWorks Therapeutics (SWTX) 
During the latter half of 2022, SpringWorks Therapeutics announced a number of game-changing press, setting the 

Company up for financial success in 2023 and beyond.   

In September 2022, SpringWorks presented positive data from the Phase III DeFi trial of Nirogacestat in adult patients 

with progressing desmoid tumors showing that the trial met its primary endpoint of improving progression-free 

survival (PFS), as assessed by blinded independent central review, demonstrating a statistically significant 

improvement for nirogacestat over placebo, with a 71% reduction in the risk of disease progression (hazard ratio (HR) 

= 0.29 (95% CI: 0.15, 0.55); p< 0.001). This data was included in the submission of a New Drug Application (NDA) to 

the United States Food and Drug Administration (FDA) for nirogacestat in December 2022. Saqib Islam, Chief 

Executive Officer of SpringWorks, stated that “Nirogacestat holds tremendous potential to address the substantial 

unmet needs that remain for people living with desmoid tumors and the submission of our NDA represents an 

important step toward our goal of delivering the first approved therapy to treat this devastating disease”.  

Despite the increasing expenses listed in their third quarter financial statement compared to 2021, Springworks have 

significantly strengthened their financial position, with sufficient runway into 2026. Ongoing partnerships with GSK and 

BeiGene continue to remain strong, with other pipeline candidates, in addition to Nirogacestat, such as BGB-3245 and 

Lifirafenib due important milestones in 2023.  

Together with newly appointed Board of Director member Carlos Albán, who previously served as Vice Chairman and 

Chief Commercial Officer at AbbVie, and their first potential product launch with Nirogacestat in desmoid tumors, 

Springworks may shortly become a key player in the oncology field. 

Xenon Pharmaceuticals (XENE) 
In November 2022, Xenon Pharmaceuticals Inc. announced the launch of Phase III trial X-TOLE2, assessing XEN1101 

as an adjunctive treatment for adults with focal epilepsy. This is following largely positive results from Xenon’s Phase 
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IIb trial announced in October 2022 and presented at the annual meeting of the American Epilepsy Society (AES 

2022). These results will likely be discussed during this conference as well.   

Xenon is a clinical stage biopharmaceutical company focused mostly on neurological disorders, particularly epilepsy. 

The company currently has three pipeline drugs, including NBI-921352, a Nav1.6 sodium channel inhibitor for 

epilepsy, which is exclusively licensed to Neurocrine Biosciences. This partnership agreement also incorporated a 

multi-year research collaboration between the two companies to discover and develop other novel epilepsy therapies 

with a similar mechanism of action, which ended in June 2022 and has resulted in a decrease in research and 

development services revenue. Despite the conclusion of this partnership, based on the company’s plans for clinical 

development of XEN1101, XEN496, as well as preclinical and discovery programs, Xenon anticipates being able to 

fund operations into 2026.  

Following the commencement of the X-TOLE2 trial, Xenon plans to initiate another Phase III trial for XEN1101 to 

expand the potential patient population to those with Primary Generalized Tonic Clonic Seizures as well as focal 

epilepsy. XEN1101 is an orally-bioavailable differentiated Kv7 potassium channel opener designed to stabilize the 

hyperexcitability in neurons seen during seizure episodes. Based on preclinical data and Phase II results from XEN496 

(ezogabine), Xenon’s other Kv7 potassium channel opener that significantly reduced anhedonia in Major Depressive 

Disorder (MDD), Xenon has also partnered with Icahn School of Medicine at Mount Sinai to test XEN1101 for MDD. 

These two drugs represent a much-needed novel class of potential antidepressants and topline results for this MDD 

trial are anticipated in Q3 2023. 
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