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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 1 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 

Johnson & Johnson (JNJ) 

Joaquin Duato, who has been CEO for approximately one year, gave a fireside chat at this year’s JPM conference. He 

started by noting that J&J will be separated into two publicly traded companies: a new consumer health company, 

which will be launched in 2023 following an IPO and be named Kenvue, and the new J&J focused on pharmaceuticals 

and medical technology. He noted that in the nine months ending in September, 2022 the pharmaceutical and 

medtech sectors of the company had revenue growth of 8% and 6%, respectively. The new J&J expects revenues to 

reach $60bn by 2025 even with the loss of exclusivity of Stelara in 2023. The bulk of this growth will come from label 

expansions and increased market share from already approved products, with Duato specifying the following four 

areas: Darzalex for multiple myeloma (driven by growth in first-line market share), Tremfya for psoriatic arthritis and 

psoriasis (with label expansions into Crohn’s disease and ulcerative colitis with data expected in 2023 and 2024, 

respectively), the pulmonary arterial hypertension portfolio (Uptravi and Opsumit), and Erleada, an oral androgen 

receptor antagonist for prostate cancer. Duato noted that Erleado is approved for metastatic castrate sensitive 

prostate cancer and for non-metastatic castrate resistant prostate cancer. Label expansions are planned for high risk, 

localized or locally advanced prostate cancer with one Phase III study expected to read out in 2023 (ATLAS enrolling 

patients undergoing radiation therapy) and another expected to read out in 2024 (PROTEUS enrolling patients who 

are candidates for prostatectomy).  

 

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

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

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

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

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

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

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

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

partnership with Bristol Myers Squibb and is expected to move into Phase III trials for three indications (atrial 

fibrillation, acute coronary syndrome and stroke). Milevexian is expected to have same or better efficacy than Factor 

Xa inhibitors but with a better bleeding profile.  

 

Duato indicated that multiple myeloma is expected to be the biggest area of growth driven by Darzalex, Carvykti, 

Tecvayli and the expected approval of talquetamab. He noted that while some analysts are concerned that these 

drugs will cannibalize each other, he sees some of them being used in combination and some in sequence and that 

they will change the paradigm from treating to progression to treating to cure. Duato also mentioned that analysts 

underestimate the expected sales of J&J’s Spravato, an NMDA agonist which was recently approved for treatment 

resistant depression after showing significant efficacy as early as 24 hours after administration. Sales for Carvykti and 

for Spravato will be disclosed in 2023. Duato also noted that while analysts are modeling Xarelto loss of exclusivity in 

the short term, J&J does not expect to see loss of exclusivity until the second half of the decade. Finally, regarding 

predictions on how quickly Stelara will lose sales to biosimilars, Duato said it is difficult to forecast but he expects it to 

be in between what was seen with Humira and what was seen with Remicade.  

 

With respect to Medtech, Duato noted that J&J is focusing on its existing markets of surgery, orthopedics, cardiology, 

and vision. J&J is looking to expand into high growth areas within these markets. For example, in vision, J&J is 

focusing on presbyopia and on new intraocular lenses for cataract surgery that provide better quality vision. In 
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surgery, J&J is looking to develop robotics while in orthopedics it is focusing on extremities. In cardiology, J&J is 

developing new treatment and diagnostic catheters for cardiac ablation. Finally in 2022, J&J acquired Abiomed which 

allowed it to expand into heart failure.  

Novartis 

Novartis has remained firmly established across five core therapy areas, as presented at the 2023 JPM Healthcare 

Conference by its CEO, Vas Narasimhan. Over the last few years, Novartis has become a large pure-play company, 

creating a more focused environment to achieve higher margins and maintain an attractive growth profile (with the 

forecast of a +4% CAGR sales increase from 2021 to 2027 maintained from their 2022 JPM presentation). Narasimhan 

laid out plans for the rest of this decade, including the goal for revenues from biologics to make up over 50% of total 

company revenues, develop their radioligand therapy platform and establish themselves as a leader in this area, and 

improve their company position in the US through a “US first” mindset. Narasimhan also emphasized Novartis’ goal to 

prioritize high value approvals over number of approvals, to ensure they are producing therapeutics essential for 

patients, which they aim to deliver through focusing on new, innovative technologies.   

 

The company currently has 6 existing brands which have achieved blockbuster status, and three more recently 

approved brands which they believe have the potential to become blockbusters. They also have a solid pipeline which 

has the potential to drive outer year growth through multi-billion dollar revenues, as per their forecasts. Narasimhan 

explained Novartis is aiming to increase their core margin by 40%, which they aim to do through growing sales, 

absorbing corporate costs, and various approvals and label expansions of key approved therapies. They also are 

aiming to simplify across the entire company in order to become ‘fast and agile’ and better respond to market needs 

and changes in treatment algorithms.   

 

Data readouts are expected for 6 of Novartis’ key assets in 2023/2024. Kisqali, one of the dominant CDK4/6 inhibitors 

approved for HR+/HER2- metastatic breast cancer, became the only CDK4/6 inhibitor of the three approved to have a 

significant OS benefit in the first-line metastatic setting, giving it a substantial advantage over the other two CDK4/6 

inhibitors approved here. Novartis are aiming to get label expansions in two key areas of unmet need in this indication: 

the early-stage adjuvant setting and for patients previously treated with a CDK4/6 inhibitor. Phase III readouts for 

Kisqali in the lucrative adjuvant setting are expected in 2023, representing a strong commercial opportunity for 

Novartis as there is limited competition and a large patient population in this setting.  

 

Pluvicto is a second oncology asset which has had success in 2022, after becoming the first PSMA-targeted 

radioligand approved for prostate cancer. Novartis are now targeting earlier settings in prostate cancer, with a trial 

investigating Pluvicto in the first-line mCRPC setting generating positive top-line data, and further numerical data 

expected later in 2023. Getting approval in earlier settings is a recurring goal seen across multiple pharma companies, 

as earlier settings contain larger patient populations, which could translate to increased revenues. This is reflected 

again by Narasimhan discussing how Scemblix, the standard of care in second-line T315I-mutated CML, has had 

positive, early-phase data in the first-line setting, with late phase data expected in 2024 and a potential label 

expansion to follow.  

 

Narasimhan also explained how Novartis aimed to increase their presence in rare diseases, with their late-phase asset 

Iptacopan showing promise in paroxysmal nocturnal hemoglobinuria (PNH) a rare, life-threatening disease of the 

blood. After Novartis presented positive, late-phase data for Iptacopan in this indication in December 2022, filings are 

expected in the US, EU and Japan in 2023. All in all, Novartis has had a successful 2022, and it seems this success 

will continue based on their 2023 plans and expected approvals/label expansions.  

Large Cap 

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

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

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

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

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

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

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

sustainable non-GAAP profitability.  

 

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

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

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

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

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

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

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

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

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

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

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

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

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

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

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

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

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

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

 

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

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

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

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

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

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

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

it and the combination study KARDIA-2 expected in 2023. The company already partnered a dyslipidemia drug, 

Leqvio, approved late 2021, and other prevalent diseases they are targeting include NASH and diabetes. She also 

highlighted partnered programs for ALN-HBV02 in hepatitis, with additional Phase II readouts expected in 2023; 

fitusiran for hemophilia, which has struggled due to safety issues, but has additional Phase III data for lower doses 

expected in 2023 and a submission in 2024; and cemdisiran/pozelimab for complement-mediated disease.  

 

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

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

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

data in early onset Alzheimer's will involve safety, target engagement, and biomarkers – and it will help to derisk their 

approach to targeting the CNS. Greenstreet was encouraged by the success of other approaches that have supported 

the amyloid hypothesis as the cause of Alzheimer's, but said Alnylam's RNAi approach as the advantages of switching 

off APP at the source, targeting both intracellular and extracellular levels and impacting various fragments. It does, 

however, require intrathecal administration, so durability will also be important to see.  

 

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

another interesting year for the company.  
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Amgen (AMGN) 

Amgen (AMGN) Chairman and CEO, Bob Bradway, began by highlighting the company’s successful portfolio of 

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

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

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

pressures, this time faced with the challenges associated with the inflation reduction act. Amgen’s confidence in this 

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

manufacturing capabilities. The presentation covered the company’s core areas, with the tagline that six programs 

were de-risked, moving into Phase III or registration-enabling trials in the past year.  

  

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

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

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

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

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

face of competitive oral psoriasis TYK2 inhibitors.   

  

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

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

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

Lumakras continues to perform well on the market.  

  

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

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

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

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

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

guided preclinical-stage assets orthogonal to the AMG 133 program that will create an entire obesity franchise.  

  

Beyond Amjevita, set to launch January 31st to provide competition to mega blockbuster Humira, Bradway 

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

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

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

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

and external innovation.   

BioMarin Pharmaceutical (BMRN) 

BioMarin’s (BMRN) opening remarks centered on celebrating the novelty, profitability, and growing business base 

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

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

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

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

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

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

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

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

and 48%, respectively, from 2018-2021.  

 

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

niche in 32 active markets, with over 1,000 children treated by the end of 2022, with plans to increase the target 
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population from 17,000 to 18,000 with additional label expansions in treating a younger pediatric population. 

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

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

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

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

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

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

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

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

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

which could lead to doubling the initial revenue aims of $14bn to $32bn. Furthermore, BioMarin has begun identifying 

mechanisms for increasing and sustaining expression levels to stop the transcription of DNA from being silenced and 

reigniting expression if lost, which could revolutionize the field of AAV5 gene therapies.  

 

The majority of BioMarin’s pipeline is in the early stages and represents a diverse array of therapy areas and 

treatment options, from the small molecule BMN 255 hyperoxaluria treatment to the cardiac-specific BMN 293 (gene 

therapy) to address MYBPC3 hypertrophic cardiomyopathy. By accelerating R&D investment in large, unaddressed 

patient populations and launching and expanding the base indications of their potential blockbusters (Voxzogo and 

Roctavian), Biomarin hopes to attain large BioPharma peer profit margins of approximately 30%.  

Bristol Myers Squibb (BMY)  

Chris Boerner, BMS’ Chief Commercialization Officer kicked off his presentation by highlighting his company’s 

continued focus on leading scientific innovation. BMS’ scope for the coming years is to continue to build strength and 

breadth across multiple key franchises that span multiple therapy areas, which will in turn generate significant growth. 

This growth will be driven through a three-pronged approach: using established brands such as Opdivo, Yervoy, 

Pomalyst, Orencia and Eliquis; through developing a new product portfolio, at the heart of which reside their nine new 

medicines recently approved (i.e., Opdualag, Reblozyl, Abecma and Breyanzi, Inrebic, Onureg, Zeposia, Sotyktu, and 

Camzyos); and through their mid-to-late-stage pipeline. While the loss of exclusivity of brands such as Revlimid and 

Abraxane is expected to have a significant negative impact, BMS indicated their confidence that they will successfully 

bypass these negative events and that for the 2025-2030 period, they are on track to deliver $8-10 billion growth from 

in-line brands (primarily immune-oncology brands such as Opdivo and Yervoy, as well as Eliquis), $10-13 billion 

growth from their new product portfolio, with their early-stage pipeline and any new business development offering 

more growth options during this period. By 2030, the company expects half of their portfolio to contain new products 

that are earlier in their life-cycle. This will mean BMS will be moving away from fewer, well-established brands that are 

later in their life-cycle towards a more diversified, younger portfolio.    

 

The company indicated that they are strategically positioned for these three waves of innovation, with Wave 1 driven 

by the nine new product launches, Wave 2 driven by six registrational stage assets, and a more distant Wave 3, which 

will be driven by over 50 assets in early development.   

 

The company renewed its portfolio in 2022, launching the nine new agents that now drive the Wave 1 of innovation 

and give BMS a strong foundation to start 2023. These include 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. Together, the nine agents generated over 

$550 million in Q3 2022, a 61% year-on-year growth compared to Q3 2021, and with over ten additional indications 

expected as label expansions across these nine brands, the company has a strong momentum to deliver a significant 

growth, which is estimated to translate into $10-13 billion risk-adjusted sales by 2025. Key milestones planned for the 

next two years and highlighted in Boerner’s presentation were label expansions for Breyanzi (for third-line and beyond 

CLL and indolent NHL), Reblozyl for myocardial fibrillation, Sotyktu for active psoriatic arthritis, and Zeposia for 

Crohn’s Disease. Sotyktu, in particular, has had a very successful launch and gained a 25-30% market share of new 
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oral prescriptions within the first few months of launch; following a planned label expansion, Sotyktu is also expected 

to move into the first-line setting, replacing Otezla and providing a significant revenue growth opportunity for BMS.   

 

The second wave of innovation is focused on six assets that are in registrational stage: milvexian, a next generation 

anti-thrombotic developed for SSP, atrial fibrillation and ACS; iberdomide and mezigdomide, two CELMoDs in 

development for multiple myeloma; BMS-986278, a first-in-class oral LPA antagonist, repotrectinib, a ROS-NTRK1 

inhibitor acquired through their purchase of Turning Point and in development for ROS1-positive NSCLC, and finally 

cendakimab, an anti-IL-13 in Phase III development for eosinophilic esophagitis. With an estimated $10 billion in peak 

non-risk-adjusted revenue potential, this late-stage pipeline would significantly bolster BMS’ growth towards the 

second half of the next decade.   

 

With over 50 assets in early-phase development across solid tumors, hematology, immunology & fibrosis, 

cardiovascular and neuroscience, BMS expects over 15 potential decisions that would advance some of these assets 

to late-stage development. Three early-phase agents that could progress to registrational trials may provide near-term 

opportunities for BMS: alnuctamab for multiple myeloma, CC-99282 for lymphoma, and AR-LDD for prostate cancer.   

 

With widely reported manufacturing issues constraining the growth of CAR-T therapies Breyanzi and Abecma and 

preventing patients from receiving these much-needed treatments, Chris Boerner noted BMS’ plans to ramp up 

capacity for CAR-T therapies, indicating they are on track to deliver this (having started in 2022) and that they expect 

a “steady increase in capacity” in response to the demand for these therapies, especially for patients in later lines of 

treatment.   

 

In closing, the company’s top priority for business development was highlighted again, as it continues to focus on bolt-

on opportunities and seeks to replenish and diversify its portfolio.    

Gilead Sciences (GILD) 

Gilead CEO Dan O’Day began his presentation stating that the company’s transformation is on track and it has 

achieved what it set out to do several years ago and there is tangible evidence to that. He is confident in the growth 

trend for HIV and there is very strong momentum in oncology with a world-leading cell therapy business and an 

expansive medicine of other cancer modalities across more than 20 indications. Gilead’s aim was to create a diverse 

and sustainable business via M&A and internal R&D. In its first years of transformation the company has bolstered its 

pipeline with M&As and partnerships. It has achieved an 81% increase in its pipeline portfolio and has six new 

products with nine approved indications, including six in oncology.   

  

O’Day highlighted key strategic priorities for Gilead which include maximizing near-term revenue growth, maximizing 

the impact of long-acting HIV therapies, and expanding and delivering on its oncology programs. The company hopes 

to bring more than ten transformative therapies to patients by 2030. It also seeks to become the biotech employer and 

partner of choice and deliver shareholder value in a sustainable and responsible manner.   

  

Gilead’s HIV business, specifically Biktarvy, is the key to maximizing near-term revenue growth. The drug generated 

Q322 YTD sales of $7.5 billion which was a 23% increase from the previous quarter. Another key growth factor is the 

company’s accelerating oncology business which has more than a $2 billion annual run-rate and is growing rapidly. 

Gilead has reinvested to maximize the impact of Covid-19 therapies. Sunlenca (lencapavir) is the foundation for its 

long-acting HIV portfolio.   

  

Gilead’s cancer medicine portfolio is broad and diverse, expanding across almost every major tumor types. It has a 

range of partnerships that have been thoughtfully curated to help put a wholistic approach to its oncology medicine 

business. Trodelvy is the cornerstone of its oncology program. There are currently ten ongoing trials, six of which are 

in Phase 3, plus five active combination trials. Ninety percent of Trodelvy’s current business is in breast cancer, 

starting with triple negative breast cancer. The drug could address a significant unmet need in that if approved it 

would be the first and only TROP2 ADC to demonstrate an overall survival benefit in endocrine resistant, 
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chemotherapy treated patients with HR+/HER2- metastatic breast cancer. Dan O’Day said the company plans to 

explore the full potential of another oncology candidate, magrolimab. The therapy is in various trials for several solid 

tumors and hematological cancers. Gilead’s cancer cell therapy portfolio continues to expand. Within cell therapy, the 

company has ten clinical-stage programs, 16 early-stage assets, and nine strategic partnerships.   

  

Capital allocation priorities for Gilead include continuing to invest in its business and R&D pipeline while managing 

expenses; continue ordinary course partnerships and business development transactions; grow its dividend; and 

repurchase shares to offset dilution and opportunistically reduce share count. Looking forward to 2023, Gilead’s 

portfolio has quality, depth and breadth, strong financial performance and consistent execution. Its leading HIV 

portfolio is poised to shape the long-acting market following the first lenacapavir approvals. Finally, the company’s 

oncology business is expected to achieve strong commercial performance and clinical momentum.   

Incyte (INCY) 

Incyte (INCY) CEO Hervé Hoppenot opened the presentation attributing the company’s continued pipeline progress 

and strong 2022 commercial performance to both its R&D engine as well as the execution of multiple programs in the 

US, Europe, and Japan. He pointed out product and royalty revenues had tripled to $3 billion over the past five years, 

with royalty growth mainly from new indications and new geographies. Hoppenot emphasized the company’s six 

regulatory approvals and two pending approvals during 2022, highlighting as the three most significant its JAK1 

inhibitor Jakafi (ruxolitinib) European approval in graft-versus-host disease (GVHD), the Opzelura (its topical 

formulation of ruxolitinib) US approval for repigmentation in vitiligo, and the Olumiant (baricitinib; partnered with Lilly) 

approval for alopecia areata in the US, Europe, and Japan. Hoppenot detailed each of the companies three main 

franchises: myeloproliferative neoplasms (MPNs)/GVHD, hematology and oncology, and dermatology, reviewing both 

progress in 2022 as well as opportunities and expectations for 2023. He highlighted key pipeline updates, including 

lead program selection for oral PD-L1 programs in solid tumors; final results from a Phase II trial of parsaclisib in 

suboptimal responders in MF; and proof of mechanism for zilurgisertib (ALK2i) in improving anemia.  

 

Hoppenot said Jakafi, as the first therapy approved for MPNs/GVHD and established as a standard of care for 

myelofibrosis (MF), represented a blueprint for how the company hoped to grow franchises for other products, citing 

LIMBER development programs that attempt to address specific patient populations with targeted disease-modifying 

therapies. Expanding opportunities in MF treatment beyond Jakafi were mentioned, including the potential for LIMBER 

program INCA33989 (mCALR) to change the treatment paradigm for certain MF and essential thrombocythemia (ET) 

patients. Multiple LIMBER programs are expected to advance in 2023, including ruxolitinib XR (QD), with a March 

2023 PDUFA date. Hoppenot provided estimates on clinical trial data readouts and regulatory decision estimates for 

other programs, including Jakafi combinations anticipated in H1: axatilimab (Phase II results in 3L+ chronic GVHD), 

axatilimab + ruxolitinib (initiation of Phase I/II in newly-diagnosed cGVHD), and mCALR (to enter the clinic), as well as 

H2: parsaclisib (PI3Kδi) + ruxolitinib (Phase III results in MF), and combo data in MF and strategic decisions on 

development for INCB57643 (BETi) + ruxolitinib and ALK2i + ruxolitinib.   

 

Other hematology/oncology assets in development include those targeting areas of unmet need, with mentions of 

parsaclisib in warm autoimmune hemolytic anemia (wAIHA) and oral PD-L1 inhibitors (INCB99280 and INCB99318) in 

solid tumors. In dermatology, Incyte’s newest franchise, much emphasis was put on Opzelura in atopic dermatitis and 

vitiligo, such as the substantial opportunities it presents in the US and Europe (where a launch is planned in 2023); 

maximizing the potential of Opzelura in other indications such as pediatric atopic dermatitis, lichen planus, lichen 

sclerosus in the near and mid-term future; and the development of Incyte’s dermatology portfolio beyond Opzelura, 

including an ongoing Phase III trial of JAK 1 inhibitor povorcitinib in HS, following positive Phase II data, and 

auremolimab, as a complementary topical and systemic therapy for vitiligo repigmentation, which is expected to enter 

the clinic this year.   

 

Hoppenot closed re-stating the company’s emphasis on sustaining and driving growth by continuing to execute 

commercially and advancing multiple programs across oncology and dermatology.   
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Neurocrine Biosciences (NBIX) 

The Chief Executive Officer of Neurocrine Biosciences (NBIX), Kevin Gorman, began by highlighting the breadth of 

the company’s neuroscience coverage, which spans across neurology, neuropsychiatry, and neuroendocrinology. 

The company currently has four marketed drugs, Ingrezza (valbenazine), Ongentys (opicapone), Orlissa (elagolix), 

and Oriahnn (elagolix, estradiol, and norethindrone), the latter two of which are collaborations with Abbvie. In addition, 

Neurocrine has seven pipeline drugs in Phase II trials.   

 

Neurocrine has generally been centered around small molecule development and manufacturing, but on the first 

morning of the 2023 J.P. Morgan Healthcare Conference, the company announced an expansion of their 2019 

collaboration with Voyager Therapeutics that, pending the achievement of certain development goals, could be worth 

up to $1.7 billion. This extension aims to increase Neurocrine’s portfolio to include gene therapy programs for 

Parkinson’s Disease as well as three other rare CNS targets via Voyager’s TRACER™ capsid technology.   

 

Despite the exciting disclosure of this partnership and expansion of drug modalities, much of the presentation focused 

on the company’s success with Ingrezza, a VMAT2 inhibitor that regulates monoamine reuptake and was the first 

marketed drug for tardive dyskinesia (TD). Patients with TD often struggle to comply with medication regiments, but 

the company noted remarkable compliance with Ingrezza due to a favorable side effects profile. Neurocrine also 

boasted outstanding Phase III trial data for Ingrezza in Huntington’s chorea and has submitted an NDA for this new 

indication with a PDUFA date set for August 2023. Furthermore, this drug is in Phase III trials for cerebral palsy 

dyskinesia and as an adjunctive treatment for schizophrenia, in hopes of further expanding Ingrezza’s value.  

 

2023 is expected to hold many milestones for Neurocrine, including highly anticipated Phase III trial data for 

crinecerfont. Crinecerfont is the first drug since the early 1960s to be developed for Congenital Adrenal Hyperplasia 

(CAH), a lethal hormone production deficiency. The present treatment is limited to high doses of steroids that, as 

expected, come with myriad side effects, highlighting a substantial unmet need in this disease area. The company 

reported that all enrollment targets have been met for both their adult and adolescent populations and the trials -run in 

the US, Canada, and Europe- are on track for a release of top line results later this year. Neurocrine is currently 

focused almost exclusively on the United States, however during the presentation, the company mentioned goals to 

expand into the European market and cited their multinational crinecerfont studies as the entryway.  

Regeneron (RGEN) 

Co-Founder, President & Chief Executive Officer of Regeneron, Dr. Leonard S. Schleifer, kicked off the J.P. Morgan 

Healthcare Conference 2023 presentation announcing the success of Regeneron in 2022. Eylea has continued to 

show growth in the U.S., with 2022 net product sales of $6.26B (+8% YoY). It continues to remain the number 1 anti-

VEGF treatment for retinal diseases, with no signs of slowing down as Regeneron expects to receive approval in both 

DME and Wet AMD indications in 2023 based on positive data from the PHOTON and PULSAR studies.  

 

Dupixent remains a strong asset for Regeneron, where the Company saw global net product sales growing 41% and 

exceeding $6.2B. Incremental market penetration, new indications, and younger populations represent significant 

opportunity for continued growth for Dupixent, which saw regulatory progress across 5 diseases, including 4 

approvals, in 2022. These 2022 approvals are expected to make meaningful revenue growth contributions starting in 

2023.  

 

In addition to Eyelea and Dupixent, Regeneron also expects a number of significant milestones from other drugs in 

their product pipeline. Regenerons recent acquisition of Libtayo from Sanofi in June 2022, provides flexibility on 

existing and future oncology collaborations involving Libtayo combinations, and multiple data sets are expected from 

these combinations throughout 2023. The BLA filings for both Odronextamab and Linvoseltamab and the FDA 

approval decision for Pozelimab on CHAPLE syndrome are all expected in the second half of 2023. Altogether, 

Regeneron has shown strong growth in their existing products, and with multiple upcoming regulatory events for 

several drugs, Regeneron is set up for continued commercial success in both 2023 and 2024.  
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Sarepta Therapeutics (SRPT) 

Sarepta’s President and CEO, Doug Ingram, primarily focused the presentation at the JPM Healthcare Conference on 

its Duchenne muscular dystrophy (DMD) candidate, SRP-9001. The company ended 2022 with a successful BLA filing 

and acceptance for SRP-9001, while also being granted Priority Review by the U.S. Food and Drug Administration. 

The PDUFA date is currently set for May 29, 2023, and Sarepta anticipates treating the DMD community starting the 

Summer of 2023. During the time between now and the expected PDUFA date, the company is preparing for a 

potential Adcomm meeting with the FDA. The anticipated product launch for SRP-9001 is complimented by dedicated 

facilities and several key partnerships with external partners such as Aldevron, Catalent, and PPD.   

 

The company believes that SRP-9001 has a high value proposition, as a transformative one-time treatment for patients 

with DMD. To date, SRP-9001 has shown benefit in both non-clinical proof of concept data as well as clinical data. For 

non-clinical data, SRP-9001 treatment has been shown to lead to the restoration of DAPC, reduced CK, and improved 

histopathology. Clinical data from multiple studies (Studies 101, 102, and 103) have demonstrated improved 

dystrophin expression, transduction, and localization at 1.33x1014 vg/kg dosage. SRP-9001 provides improved benefit 

over time as measured by a least square means scale of NSAA, ranging from 2 points at year 1 to 9.4 points at year 

4.  

 

In terms of financial guidance for 2023, Sarepta expects to be cash positive with not only the approval and 

subsequent product launch of SRP-9001, but also from its other candidates of Exondys 51, Vyondys 52, and 

Amondys, with a speculative revenue greater than $925M. The company anticipates up to $4B in peak-year sales with 

the launch of SRP-9001 as its 4th FDA-approved candidate.   

Seagen (SGEN) 

Seagen’s CEO, David Epstein, who is newly appointed as of November 2022, focused the company’s presentation at 

the 41st Annual J.P. Morgan Healthcare Conference on its three strategic pillars approach to drive growth moving 

forward. The first and most clear opportunity mentioned would be their efforts to fully optimize the potential of 

Seagen’s commercial portfolio through label expansions in current indications, as well as those indications in 

registrational studies with upcoming catalysts. Seagen then reiterated the belief that vedotin ADCs and anti-PD-1 

therapies continue to pair well together, and they will leverage these synergies to prioritize development of what they 

deemed transformative assets with wholly owned control and large patient populations. Disitamab vedotin, SGN-B6A, 

and SGN-B7H4 were those highlighted in the presentation with potential catalysts expected in 2023, and Seagen 

expects these assets to be significant to its growth following the commercial products already on the market. Lastly, 

Seagen intends to innovate next generation ADC technologies by optimizing auristatin and camptothecin payloads 

and diversifying beyond vedotin with novel linkers and payloads.   

 

As a part of the first pillar, Adcetris ECHELON-1 overall survival data were submitted to the FDA and resulted in a 

NCCN guidelines update to list it as a Category 1 preferred regimen, along with a PDUFA date of June 29, 2023, and 

the pediatric label expansion was granted by the FDA in high-risk first-line classical Hodgkin lymphoma. Seagen also 

emphasized ongoing studies in DLBCL and solid tumors, with initial data expected in the first half of 2023.   

 

Seagen hopes Padcev, currently standard-of-care in second-line urothelial cancer, will continue to move up in all lines 

of bladder cancer, as advancement into first-line mUC with Keytruda is expected soon. Priority review was granted 

with an April 21, 2023, PFUDA date upcoming for this expansion. They also are evaluating the combination with 

Keytruda for MIBC in Phase III trials, as well as other opportunities in NMIBC and other solid tumor trials expecting 

data readout in the first half of 2023.   

 

Tukysa, Seagen’s first small molecule launch, has potential to advance in second-line metastatic colorectal cancer, as 

they were granted priority review with a January 19, 2023, PDUFA date. Seagen is enrolling a Phase III confirmatory 

study in first-line mCRC, and expects data for its study of the Tukysa combination with Kadclya in HER2+ metastatic 

breast cancer in the first half of 2023.   
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Seagen’s most recent commercial product, Tivdak, is now the NCCN preferred regimen for the treatment of second-

line recurrent of metastatic cervical cancer. By the end of 2023, top-line data are expected for the innovaTV 301 

confirmatory study in this indication. They are also testing different dosing regimens in first-line plus cervical cancer, 

as well as in head and neck cancer, with data expected in the second half of the year.  

Vertex Pharmaceuticals (VRTX) 

Vertex Pharmaceuticals is a frontrunner in the cystic fibrosis treatment space and CEO Reshma Kewalramani 

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

cystic fibrosis, which are estimated to have generated $8.8-8.9m revenue in 2022, one of them being market-leader, 

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

and limiting expenses, which has created a robust pipeline outside cystic fibrosis. Vertex has eight programs in mid- 

or late-stage development across a variety of multimillion-dollar markets including sickle cell disease, type-1 diabetes, 

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

launches from these programs in the next five years.   

 

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

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

cystic fibrosis addressable market. Vertex has also won additional approvals in younger patient populations for 

Trikafta and its three other cystic fibrosis drugs (Orkambi, Symdeko, and Kalydeco) in recent years. Kewalramani then 

disclosed how Vertex aims to address the ~5,000 patients who are unable to benefit from a CFTR modulator through a 

partnership with Moderna. VX-522 is a mRNA therapy in development for cystic fibrosis patients who do not make any 

CFTR protein, and thus are untreatable by CFTR modulator therapy. It is currently in Phase I development and has 

received Fast Track designation from the FDA. Furthermore, Vertex expects to Phase III studies investigating the 

vanzacaftor triplet to conclude in 2023 and its launch thereafter.   

 

Aside from cystic fibrosis, Vertex’s potential near term launches for sickle cell disease, beta thalassemia, and acute 

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

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

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

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

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

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

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

 

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

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

Mid Cap 

Arrowhead Pharmaceuticals (ARWR) 

Ahead of its JP Morgan presentation, Arrowhead Pharmaceuticals (ARWR) disclosed a topline readout from 

SEQUOIA, a placebo-controlled Phase II study of fazirsiran in alpha-1 antitrypsin deficiency related liver disease. 

Fazirsiran (ARO-AAT) is an investigational RNA interference (RNAi) therapy designed to reduce the production of 

mutant alpha-1 antitrypsin protein. In 2020, Takeda and Arrowhead entered a collaboration and licensing agreement 

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

demonstrated dose dependent mean reduction in serum mutant alpha-1 antitrypsin protein (Z-AAT) concentration at 

week 48 of 74%, 89%, and 94%, respectively. In contrast, patients receiving placebo who had baseline fibrosis (n=9) 

saw no meaningful changes from baseline in serum Z-AAT. Despite this, on METAVIR fibrosis, 50% of patients on 
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fazirsiran had 1+ point improvement while 38% of patients on placebo experienced similar improvement, nearly 

matching the treatment arm. In a hopeful tone, Arrowhead’s CEO and President Christopher Anzalone reassured 

investors during the JPM presentation that the heightened placebo response is a result from the small sample size 

and the accompanying known variability on histologic fibrosis assessment. Furthermore, Takeda’s Phase III program 

will enroll a larger sample size which could remove variability.  

 

As expected, the remainder of the presentation focused on Arrowhead’s cardiometabolic and pulmonary pipeline. The 

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

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

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

trial applications (CTAs) filing expected annually for pipeline expansion. Within the cardiometabolic space, ARO-ANG3 

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

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

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

apolipoprotein C-III, Arrowhead is approaching FCS (familial chylomicronemia syndrome), severe 

hypertriglyceridemia, and mixed dyslipidemia markets simultaneously.   

 

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

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

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

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

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

risk this franchise.   

 

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

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

and NASH (non-alcoholic steatohepatitis) data for JNJ-0795. New clinical studies are expected to start across 2023, 

including new trial initiations for ARO-ANG3, ARO-APOC3, fazirsiran, JNJ-0795, ARO-C3, ARO-RAGE, ARO-MMP7 

and ARO-MUC5AC. Finally, ARO-DUX4 is planned to be Arrowhead’s first muscle program to enter the clinic in 2023.  

 

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

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

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

Nevertheless, if Arrowhead can allay investors with its differentiated cardiometabolic pulmonary portfolio and de-

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

Ascendis Pharma (ASND) 

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

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

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

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

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

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

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

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

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

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

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

other populations.  
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Similarly, the new drug application submitted to the FDA for TransCon PTH to treat adult patients with 

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

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

parathyroid hormone (PTH) replacement product, Takeda’s Naptara, but this product is being withdrawn from the 

market in 2024 leaving a high unmet need. The FDA has awarded TransCon PTH priority review and enrolment is 

open for an Expanded Access Program in the Unites States. In addition, new guidelines recommend PTH replacement 

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

PTH if approved. Development of TransCon CNP, which demonstrated positive data in the Phase 2 ACcomplisH trial 

of children with achondroplasia earlier this year, is expected to culminate in approval in 2025.  

 

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

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

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

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

local delivery of unmodified proven compounds. 

  

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

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

company”.  

Beam Therapeutics (BEAM) 

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

Scientific Officer, at this year’s J.P. Morgan conference. Beam reiterated the company’s 2022 significant 

achievements including the Phase I/II BEACON trial initiation of BEAM-101 in SCD, along with an IND filing for BEAM-

201 in ALL and preclinical studies underway for BEAM-301 to treat GSDIa. Alongside, the company also provided a 

roadmap for 2023 with a review of its ongoing strategic partnerships with other companies, including Pfizer and Sana.  

 

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

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

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

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

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

BEAM-302, aims to focus on E342K mutation, affecting around 60k to 100k U.S. patients. Regulatory filing for BEAM-

302 is also expected in early 2024. Beam provided an update on the BEAM-201 program with the goal to bring the 

therapy into clinical trial with dosing aimed for mid-2023.  

 

Despite sickle gene editing space being crowded, Beam emphasized on developing a next-generation editing 

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

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

trial to generate data with a readout expected in 2024.  

Cytokinetics (CYTK) 

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

Cytokinetics is committed to bring new medicines to market for cardiovascular and neuromuscular diseases with a 

research focus on muscle biology, specifically the structure of the sarcomere, which utilizes myosin for muscle 

contraction. It is the first company to industrialize the structure of the sarcomere for high volume drug discovery with 

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

for hypertrophic cardiomyopathies (HCMs) in addition to reldesemtiv for amyotrophic lateral sclerosis (ALS).   
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Cytokinetics is aiming to become the leading company in specialty cardiology and intends to begin building a 

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

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

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

potential lauch of omecamtiv mecarbil the company is focusing on builidng relationships with approximately 1,000 

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

cardiology medicines.  

  

Blum emphased throughout the presentation that highest prioirty commitment for the company in 2023 will be on the 

development of avicamtem and it aims to potentially file for its approval in 2024. This will be achieved through 

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

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

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

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

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

  

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

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

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

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

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

candidate for ALS treatment, through completing enrollment in H1 2023 of the Phase III COURAGE-ALS trial, with a 

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

ALS trial was conducted in October 2022 in which the the Data Monitoring Committee (DMC) assessed for the 

potential of futility through the review of unblinded data and gave a recommended for the trial to continue. 

Additionally, the company will also focus on advancing other early-stage pipeline compounds and expanding its 

pipeline with new compounds coming out of research.   

Insmed (INSM) 

Insmed kicked off their JP Morgan presentation by outlining their development pipeline and their near-term strategic 

priorities, providing an update on their company’s four pillars, three main drugs targeting pulmonary diseases, and 

their early-stage pipeline. Arikayce was the first drug approved for the treatment of refractory MAC lung disease in 

September 2018, and the company is seeking to expand that approval to frontline MAC lung disease. The first notable 

anticipated milestone is for their first of two Phase III trials for frontline MAC disease, with the fully enrolled Phase III 

ARISE study for Arikayce anticipating a top-line readout in the third quarter of 2023. Insmed believes the potential 

indication expansion into the frontline space for this drug is a growth opportunity the company can continue to build 

on.   

 

Insmed also highlighted Brensocatib, an oral small molecule that was licensed from AstraZeneca in 2016 to treat 

pulmonary diseases. Brensocatib is currently in late-stage development for the treatment of Bronchiectasis and 

expecting a top-line readout for their Phase III ASPEN study in the second quarter of 2024. Additionally, if eventually 

approved, this would be the first-in-mechanism, and potentially first-in-disease approval in this indication. During the 

presentation, the company also released top-line data for their Phase II study of Brensocastib for the treatment of 

Cystic Fibrosis.  The findings showed that average inhibition on NSP activity was dose-dependent, and the degree of 

inhibition appeared to be CATG>NE>Pr3. Brensocatib demonstrated inhibition of all three NSPs, especially at the 

25mg and 40mg dose levels. There were clear correlations between NSP activity and Brensocatib exposure, and the 

company concluded that an additional cohort evaluating a 65mg dose of Brensocatib is not needed in this patient 

population. Lastly, Brensocatib was safe and well-tolerated, with no new safety signals detected. The company 

concluded their update on Brensocatib by highlighting the potential markets to be addressed with this drugs 

mechanism of action, including approximately 6.7 million in bronchiectasis, 400 thousand in CRSsNP, 70 thousand in 

CF patients, and 100 thousand in moderate to severe HS patients.   
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The last update of note was a brief update on their inhaled trepostinil palmitil inhalation powder, which the company 

designed as a slow-release formula, to chemically accomplish the continuous delivery of a prostanoid and its 

demonstrated benefits. Phase II in PH-ILD and Phase IIb in PAH are both underway, with interim dose titration safety 

and tolerability levels for the PH-ILD study expected in the second half of 2023 and top-line results expected in the 

first half of 2024.  

PTC Therapeutics (PTCT) 

Chief Operating Officer at PTC Therapeutics (PTCT) Matthew Klein started the presentation by outlining a successful 

2022, whereby the company generated an unaudited total revenue of approximately $710 million, including a $507 

million net product revenue from its Duchenne muscular dystrophy (DMD) franchise. This represents an over 30% 

growth in total revenue in 2022. The company aims to deliver a new therapy every two to three years. To sustain the 

product portfolio, investigators are also building a robust R&D pipeline in the therapeutic areas of neurology, 

metabolism, and oncology. The company expects total revenues of $940 million-$1 billion in 2023.  

 

A strong commercial portfolio has been built over time, with five marketed products consisting of Translarna, Upstaza, 

Waylivra (all approved outside of US), Emflaza and Tegsedi, and a sixth product, Evrysdi, from which PTC receives 

collaboration and royalty revenue. Distributed to over 50 countries globally, Translarna remains the only therapy 

available for boys with nonsense mutation DMD, with product growth continuing via geographic expansion and uptake 

from new patients in existing geographies. The approval of Upstaza in the UK and EU was a highlight of 2022 for the 

company. It is the first ever gene therapy that is directly administered to the brain and the first EMA approved disease 

modifying treatment for aromatic L-amino acid decarboxylase (AADC) deficiency. The company has worked to identify 

and train centers of excellence to ensure Upstaza is delivered safely and efficiency, with rapid growth expected in 

Europe in 2023. A BLA for Upstaza in AADC deficiency is due for submission to the FDA in H1 2023.  

 

In terms of development programs, PTC reached many clinical milestones in 2022, with several trials initiated or 

completed. The company completed the placebo control portion of the long-term Phase III 041 study for Translarna in 

DMD, which demonstrated significant benefit in the ITT population. These data, along with data from the long-term 

STRIDE trial, supported a filing of a type II variation in Europe in 2022, to convert the conditional marketing 

authorization to standard marketing authorization. The company believes it now has a pathway forward for submitting 

an NDA to the FDA, and discussions with the FDA have been planned.  

 

In 2023, readouts are expected from four ongoing clinical trials in the first half of the year, with three of these trials 

being registrational. Continuing enrollment is planned into additional registration studies SunriseLMS (unesbulin for 

patients with advanced leiomyosarcoma) and CardinALS (PTC857 for patients with amyotrophic lateral sclerosis 

[ALS]). One of the four ongoing studies is the Phase II/III MIT-E study for vatiquinone in mitochondrial disease 

associated seizures. Enrollment has been completed, with data expected in Q1 2023. Vatiquinone is also being 

investigated for the treatment of Friedreich ataxia in the Phase II/III MOVE-FA, with data expected in Q2 2023. The 

third study is the Phase II PIVOT-HD study for PTC518 in HD. The study’s inclusion criteria have recently been 

expanded to include those with stage 2 and early stage 3 HD. Results from the first two cohorts of the study (5mg and 

10mg arms with stage 2 HD) are expected initially.    

 

The final trial is the Phase III APHENITY trial for sepiapterin in phenylketonuria (PKU), a disease for which there 

remains large unmet need. The trial includes an open-label run-in stage to identify which patients respond (those who 

have a ≥30% phenylalanine [Phe] reduction), and therefore which patients are to be randomized. Results from the 

placebo-controlled part are expected in Q1 2023, however the presenter released data from the run-in stage during 

the presentation. The first 64 subjects who had ≥30% Phe reduction had an overall reduction of 65%, which is 

significant. In the ten patients with the most severe form of PKU (who are not served by marketed therapies), a mean 

Phe reduction of 57% was observed. 

Xenon Pharmaceuticals (XENE) 
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Having advanced its lead program for XEN1101 into Phase III clinical development in late 2022, Xenon 

Pharmaceuticals’ President and CEO Ian Mortimer started the presentation with enthusiasm for company’s strong 

position going into 2023. The CEO went into great detail at the company’s confidence in its epilepsy drug XEN1101, 

including its novel mechanism, robust Phase IIb efficacy data, rapid onset, lack of drug titration, and its rigorous IP 

protection until 2039-2040, as well as the company’s firm financial position with funding secured for the Phase III 

program until 2026. In the upcoming year, Xenon anticipates initiating its second Phase III trial (X-TOLE3) for 

XEN1101 for the treatment of focal-onset seizures (FOS), having held a positive end-of-Phase II meeting with the FDA 

in June 2022 that successfully established the Phase III program and plans to file an NDA after the first Phase III trial 

(X-TOLE2). Also announced in the presentation, Xenon is taking a different development approach than previous 

seizure medicines, with plans to advance XEN1101 in two indications in parallel, FOS and primary generalized tonic-

clonic seizures (PGTCS). The company anchored in the FDA meeting that a single Phase III study in PGTCS will be 

needed to support either an New Drug Application (NDA) or supplemental NDA for PGTCS depending on timing. 

 

Xenon consistently expressed its high hopes for XEN1101 throughout the presentation, explaining how the company 

is aiming for it to be entirely differentiated from other seizure medicines both by its novel mechanism and its ambitions 

to treat both epilepsy and major depressive disorder (MDD), the most common co-morbidity in epilepsy. An 

investigator-sponsored Phase II proof-of-concept trial for XEN1101 for the treatment of MDD is underway and a Phase 

II trial (X-NOVA) in MDD was initiated in May 2022, with top-line results anticipated in the third quarter of 2023. 

 

The presentation only quickly touched on the company’s other activities but mentioned a few future milestones 

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

adult focal-onset in the second half of 2023. Xenon Pharmaceuticals expressed their confidence in the year ahead, 

resting on robust balance sheets of over $750 million and its FDA agreed development plans for XEN1101.   

Small Cap 

BridgeBio Pharma (BBIO) 

BridgeBio Pharma continues to make strides in its development pipeline, highlighting key upcoming milestones for 

2023 and beyond. The most notable anticipated milestones for the company emphasized in its J.P. Morgan Healthcare 

Conference presentation include Phase III top line data from the ATTRibute-CM study of Acoramidis for the treatment 

of ATTR-CM, as well as data from cohort 5 in its Phase II PROPEL 2 trial of low dose infigratinib for the treatment of 

achondroplasia. The data readout for ATTRibute-CN is expected in July 2023, and the cohort 5 readout from the 

Phase II PROPEL 2 study is anticipated in early March 2023. In the PROPEL 2 cohort 5 readout, the company will be 

measuring and looking for clean safety data in line with cohort 4, as well as efficacy across 3 measures: change from 

baseline in annual height velocity, responder rate, and percentage of children getting to 7 cm/year. Additionally, 

BridgeBio looks forward to presenting top line data from the Phase III CALIBRATE study of Encaleret for the treatment 

autosomal dominant hypocalcemia type 1 (ADH1) between the end of 2023 and the first half of 2024. 

 

In addition to the anticipated data readouts announced by the company, BridgeBio expects to advance the 

development of infigratinib towards registration and initiate a Phase III study with potential initiation of clinical studies 

in expansion indications in 2023. Ribitol, the company’s candidate for the treatment of muscular dystrophy, is 

currently Phase III ready and in 2023 the company anticipates receiving FDA feedback and the subsequent initiation 

of a Phase III trial. BBO-8520, a next generation dual G12C inhibitor under development for the treatment of KRAS 

cancers, is currently being evaluated in IND-enabling studies. BridgeBio plans to initiate Phase I studies of BBO-8520 

in 2023, with a potential data readout as early as 2024.  

Deciphera Pharmaceuticals (DCPH) 

The CEO of Deciphera, Steven Hoerter, commenced the presentation by highlighting key corporate milestones for 

2023. This included additional data from the INTRIGUE Phase III study in 2L GIST along with expected top-line results 
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from the Phase III MOTION study the efficacy and safety of Vimseltinib in patients with tenosynovial giant cell tumour. 

The company also expects to complete enrolment for the pivotal Phase III MOTION study of vimseltinib in TGCT in 

1H23 and announce top-line results in fourth quarter of 2023.   

 

Although a 2023 revenue guidance for the company’s oncology candidates, Qinlock and Vimseltinib, was not 

provided, the company stated that the potential peak sales reached over $1 billion globally for the two products. 

Qinlock is the first approved TKI designed specifically for GIST with a strong momentum driven by launch in Germany 

and the post-approval paid-access program in France. The company expected continued geographic expansion in 

key European markets following reimbursement negotiations. However, we anticipate the US to drive the majority of 

revenue in 2023. Additionally, the presentation focused on the pipeline including the expected initiation of the Phase 

III INSIGHT study evaluating Qinlock in 2L GIST patients with mutations in exon 11 and exon 17/18, Vimseltinib in 

TGCT and DCC-3116 in various tumour types.  

SpringWorks Therapeutics (SWTX) 

Off the back of a successful year of late-phase trial read-outs, SpringWorks’ CEO Saqib Islam commenced the 

presentation with excitement for the company’s transition into a commercial-stage targeted oncology company in 

2023. In the upcoming year SpringWorks anticipates their first FDA approval, following completion of an NDA 

submission for nirogacestat in the treatment of desmoid tumors at the end of 2022. The company are confident in the 

approval and subsequent launch of nirogacestat into the US market, with Islam spotlighting the positive reception 

amongst key opinion leaders of the Phase III DeFi trial data presented at ESMO 2022. The CEO also outlined that not 

only the primary endpoint but also all key secondary endpoints in the DeFi trial were met with high statistical 

significance, further consolidating the company’s credence in a 2023 approval for nirogacestat in the Desmoid tumor 

market. The presentation also focused on highlighting the sizable market opportunity for nirogacestat. Considering the 

current lack of FDA-approved therapies, and issues with recurrence following surgical resection, SpringWorks 

believes nirogacestat has the potential to address the unmet need in this market and access a considerable 

proportion of diagnosed patients not receiving current treatment. Following demonstration of the promising market 

opportunity for nirogacestat, the company presented their market research which they believe further evinces the 

agent’s ability to see rapid uptake in this market. Notably, more than 90% of the 200 oncologists in which they 

surveyed expect to prescribe nirogacestat within the first year of approval. Moreover, over 80% of physicians said 

they would recontact un-treated patients to present nirogacestat as a new therapeutic option, reinforcing the 

company’s confidence in capturing maximum market potential. With first-to-market advantage and the opportunity to 

become the new standard of care therapy, Islam anticipates nirogacestat to see substantial success in this rare 

disease market. The presentation also detailed future expansive opportunities for nirogacestat, with clinical 

investigation in ovarian granulosa cell tumors underway. 

 

SpringWorks is also anticipating approval of MEK inhibitor mirdametinib for the treatment of NF1-PN patients by 2025. 

Release of topline data from the Phase IIb ReNeu trial is expected in the latter half of 2023. Islam also detailed the 

company’s robust IP portfolio, with both nirogacestat and mirdametinib having U.S patent protections extending 

beyond 2040. Beyond lead molecules nirogacestat and mirdametinib, SpringWorks has several early-to-mid stage 

clinical trials, as well as preclinical programs, in progress. 

 

The company expressed their confidence in the upcoming year and beyond, resting on the insurance of the positive 

DeFi results, robust balance sheets, growing collaborations with industry leaders, and broad emerging pipeline. 2023 

expects approval for nirogacestat, which will launch SpringWorks’ transition into a commercial-stage company.  

TG Therapeutics (TGTX) 

TG Therapeutics (TGTX) chairman and CEO Mike Weiss led this year’s presentation, which focused on the company’s 

newly approved drug Briumvi (ublituximab-xiiy) for patients with relapsing forms of multiple sclerosis. The drug is the 

first and only anti-CD20 therapy approved by the FDA to offer a twice-yearly, one-hour infusion after the starting dose. 
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The drug’s unique design excludes fucose molecules that are normally present on antibodies and can interfere with 

their function, which helps lead to more efficient B-cell depletion at low doses. 

 

Mr. Weiss reviewed Phase III data demonstrating a strong reduction in annualized response rate (ARR) in comparison 

to the control drug teriflunomide, and the high rate of patients with NEDA (no evidence of disease activity), including 

those re-baselined six months after beginning treatment. The most common adverse reactions were infusion reactions 

and upper respiratory tract infection, with serious infection only accounting for 5% of reactions. 

 

Also discussed was the overall anti-CD20 antibody landscape, with Weiss noting that of the approximately 350k MS 

patients currently undergoing treatment in the US, over 100K are on an anti-CD20 therapy. Of the 80k or so that begin 

or switch their MS treatment each year, 50% of those will choose an anti-CD20 option, and 70% of those patients are 

leaning towards twice-yearly IV delivery. Anti-CD20 is the most common disease-modifying therapy used for relapsing 

MS, with 70% of treatment options involving intravenous therapy and 30% comprised of subcutaneous options. Weiss 

notes how these metrics help Briumvi have the potential to become the Number One prescribed anti-CD20 in the US, 

giving credit not only to the drug’s safety and efficacy, but also to its convenience (twice-yearly one hour infusion and 

no post-monitoring requirements), and predictability for infusion centers and scheduling. 

 

Wrapping up the presentation, Weiss reviewed the all-important financial aspects of Briumvi, noting that the drug is 

coming on the market as the lowest-priced disease-modifying agent approved for MS, with an annual cost of $59k 

(20-40% less than other B-cell therapies). With a strong sales team experienced in the MS arena, including team 

members who have been involved in major brand launches over the last couple of years, TG Therapeutics looks 

forward launching Briumvi in early February.  

Verve Therapeutics (VERV) 

Verve Therapeutics has broken through into the clinical stages with its first asset, VERVE-101 making its way to Phase 

Ib trials for the treatment of heterozygous familial hypercholesterolemia (HeFH), atherosclerotic cardiovascular 

disease (ASCVD), and uncontrolled hypercholesterolemia in 2022. Top-line results from their first clinical trial is 

expected in the second half of 2023 and will be looking at data from dose escalation portion of the study primarily 

focused on safety parameters, blood PCSK9, and blood LDL-C. Verve has set out a clear development strategy for 

VERVE-101 expecting Phase II trials to succeed the Phase Ib trial of HeFH. Pivotal Phase III trials are also expected in 

HeFH and ASCVD. 

 

Following in the footsteps of VERVE-101, a new candidate in the hypercholesterolemia space named VERVE-201 has 

now joined Verve’s pipeline which currently sits at the IND-enabling preclinical phase. Whilst taking more of a focus in 

homozygous familial hypercholesterolemia (HoFH) and refractory hypercholesterolemia, VERVE-201 looks to lower 

LDL-C levels by inactivating ANGPTL3. The primary focus in 2023 for VERVE-201 is to conduct studies which would 

enable regulatory filings, to fulfil the aim of having a first patient dosed in a Phase Ib trial in 2024. 


