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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 4 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. 

  

mailto:BiomedSupport@sagientresearch.com


 

 

 

Contents 

Summary ................................................................................................................................................. 3 

About the Author .................................................................................................................................... 3 

Disclaimer ............................................................................................................................................... 3 

Presentation Highlights .............................................................................................................................. 5 

Mid Cap .................................................................................................................................................... 5 
NuVasive (NUVA) ..................................................................................................................................................................... 5 

Small Cap ................................................................................................................................................. 5 
Anavex Life Sciences (AVXL) ................................................................................................................................................ 5 
Autolus Therapeutics (AUTL) ................................................................................................................................................. 6 
AxoGen (AXGN) ....................................................................................................................................................................... 7 
bluebird bio (BLUE) ................................................................................................................................................................. 8 
Cabaletta Bio (CABA) .............................................................................................................................................................. 9 
Cogent Biosciences (COGT) .................................................................................................................................................. 9 
CTI BioPharma (CTIC) .......................................................................................................................................................... 10 
DICE Therapeutics (DICE) .................................................................................................................................................... 10 
MacroGenics (MGNX) ........................................................................................................................................................... 11 
MannKind (MNKD) ................................................................................................................................................................. 12 
Seres Therapeutics (MCRB) ................................................................................................................................................ 12 
Terns Pharmaceuticals (TERN) ............................................................................................................................................ 13 
Travere Therapeutics (TVTX) .............................................................................................................................................. 14 
Vanda Pharmaceuticals (VNDA) .......................................................................................................................................... 14 
Vaxxinity (VAXX) .................................................................................................................................................................... 15 
Voyager Therapeutics (VYGR) ............................................................................................................................................. 15 
Zymeworks (ZYME) ............................................................................................................................................................... 16 

Micro Cap ............................................................................................................................................... 17 
Achilles Therapeutics (ACHL) .............................................................................................................................................. 17 
Black Diamond Therapeutics (BDTX) ................................................................................................................................. 17 
Elevation Oncology (ELEV) .................................................................................................................................................. 18 
Solid Biosciences (SLDB) ..................................................................................................................................................... 18 
Surrozen (SRZN) ................................................................................................................................................................... 18 
TELA Bio (TELA) .................................................................................................................................................................... 20 

 

  



 

5  January 2023 

 

Copyright ©️ 2023 Pharma Intelligence UK Limited, a Citeline company (Unauthorized photocopying prohibited) 

 

 

Presentation Highlights 

Mid Cap 

NuVasive (NUVA) 

NuVasive reflects on 2022 as a successful year, in which they continued to expand globally and drive above-market 

growth through investments in R&D and focused M&A. CEO Chris Barry commenced the presentation characterizing 

the company to be in its prime and declaring NuVasive to be exiting the year in its best position to date. Barry assured 

growth to be durable, driven by their high-value portfolio, and outlined the company’s growth strategy going forward. 

NuVasive’s growth strategy comprises three fundamental features, namely core growth, intelligent surgery, and 

pursuing attractive market opportunities. Globalisation has been attributed as a significant pillar in the company’s core 

growth with various investments and commercial distribution agreements playing a crucial role.  

 

With specialities in the spine injuries sector, NuVasive boasts the advantage of a large accessible market. The 

company currently holds the leading market position within the anterior procedural segment, dominating at 

approximately 28% market share. Whilst at the forefront of this space, the anterior segment is a smaller market, 

positioned at $900M, when compared to other core spine segments. NuVasive plans to expand their franchise into the 

higher-value segments, such as the cervical, posterior and complex segments. With 2022 seeing launches in the 

cervical space, a 2.6$B market, the company anticipates continued growth in this segment in the upcoming year and 

are looking to expand their portfolio in cervical outside the US as well. Comprehensive product portfolios which cover 

multiple approaches, procedures and segments is a key driver for NuVasive’s core growth. This can be exemplified by 

their XLIF 360 products, such as X360, C360, P360, and complex with Pulse, which sets the company with a full-line 

spine portfolio able to address an approximated $12B spine market. Moving forward the company plans to focus on 

intelligent surgery, which they believe will transform preoperative and postoperative care and define the new standard 

of care. Intelligent surgery aims to expand the scope of the 360 systems and incorporate every stage of the patient 

pathway, maximising market potential and continuing to drive NuVasive’s core growth.  

 

The presentation also highlighted NuVasive specialised orthopedics (NSO) as a key growth driver for the company 

moving forward. Barry defined NSO as a critical tool to diversify the company’s portfolio and anticipates further 

implementation of intelligent surgery within this division.  

 

NuVasive has demonstrated consistent above-market growth since 2015 and expect this to continue for 2023. Their 

management team estimates net sales in the range of $1,202-$1,313 for the full-year of 2022, with the actual full year 

results announcement to be reported in February. The company also looks to continue expanding their margins and 

has set a 18-21% non-GAAP operating margin goal by 2027. The CEO and NuVasive team feel confident in 

achievement of this goal, banking on their continued growth in both global and US markets, as well as leveraging R&D 

investments.  

Small Cap 

Anavex Life Sciences (AVXL) 

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

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

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

disease dementia (PDD), and Rett syndrome, whereby the body’s own SIGMAR1 activators are impaired. The 
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company’s lead asset, ANAVEX 2-73 (blarcamesine), re-establishes the body’s SIGMAR1 levels to restore neuronal 

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

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

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

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

 

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

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

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

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

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

Whole Exome Sequencing DNA data and full mRNA exome expression data. The open-label extension study 

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

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

initiation of a potentially pivotal Phase II/III trial assessing ANAVEX 2-73 in fragile X syndrome, an indication with 

currently no marketed therapies. Enrollment of Rett syndrome patients into the Phase II/III pediatric EXCELLENCE 

study is nearing completion.  

 

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

Phase II study planned in the near term. The drug comparably targets the SIGMAR1 receptor, but with a different 

affinity level, and one additional target. ANAVEX 3-71 is being further developed for the treatment of frontotemporal 

dementia and Alzheimer’s disease.   

 

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

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

the US. All the company’s listed product candidates are patent protected until 2030-2039. Anavex has $149.2 million 

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

reaching $24.2 million.  

Autolus Therapeutics (AUTL) 

Autolus Therapeutics is a clinical stage company focused on next generation CAR-T therapies. Its lead product is obe-

cel which is expecting a regulatory submission to US authorities by the end of 2023 with a submission to EU and UK 

authorities expected in 1H 2024. CEO Christian Itin explained that Autolus is focused on commercialization of obe-cel 

in the US and will consider a commercial partner for the EU and UK. The JPM talk was focused on obe-cel, a CD19 

directed autologous CAR-T product. Itin explained that a key differentiating feature of obe-cel is that the CD19 binder 

behaves more like a T cell receptor in that it has a fast on- and off-rate. The fast on-rate helps the CAR-T bind to 

tumor cells while the fast off-rate (9.8 seconds for obe-cel versus 21 minutes for Kymriah) was designed to (i) avoid 

overactivation of CAR-T cells resulting in reduced toxicity; (ii) increase CAR-T peak expansion which leads to 

improved persistence and (iii) avoid exhaustion of CAR-T cells leading to improved engraftment and improved 

persistence. A Phase I trial in adult ALL reported strong efficacy (85% CR/CRi rate in 20 patients) as well as a 

tolerable profile (grade ≥3 CRS rate was 0%, the rate of grade ≥3 ICANS was 15%). Long-term follow-up data from the 

Phase I trial suggested that obe-cel could be curative with a presentation at ASH 2022 reporting that 40% of patients 

were in an ongoing CR at a median follow-up of 36 months post obe-cel. All the patients with long term remissions 

have persisting CAR-T cells. At ASH 2022, Autolus also presented interim data from FELIX, a pivotal Phase II trial 

enrolling 100 relapsed/refractory adult ALL patients. In 92 efficacy evaluable patients, the grade ≥3 CRS rate was 3% 

and the grade ≥3 ICANS rate was 8%. An interim analysis of 50 efficacy evaluable patients with morphological disease 

reported a CR/CRi rate of 70% meeting the threshold for the primary endpoint and triggering a $35m developmental 

milestone from partner Blackstone. Overall, obe-cel shows a response rate similar to Tecartus (the only CAR-T 

product approved for adult ALL) but with better durability and an improved safety profile. With Tecartus, the grade ≥3 

CRS rate was 26% while the grade ≥3 ICANS rate was 26%. Autolus expects to present full clinical data from FELIX at 

ASCO 2023 with longer follow up data presented at ASH. While the FDA required Autolus to enroll patients with 
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morphological disease (ie at least 5% tumor cells in the marrow), a separate arm is enrolling patients with minimal 

residual disease who have much less disease burden.   

 

Autolus has built a manufacturing facility in the UK that is expected to be operational in 1H 2023. The facility has an 

initial capacity to produce up to 2000 batches per year which is enough to supply global demand for ALL. This 

capacity should help Autolus avoid the supply constraints other CAR-Ts have met in the larger indications of DLBCL 

and multiple myeloma. Completion of the facility triggered another $35m development milestone from Blackstone. 

  

Autolus is investigating ob-cel for other indications including follicular lymphoma, mantle cell lymphoma, DLBCL and 

CLL with Phase I data presented at ASH 2022. AUTO1/22 with dual targeting of CD19 and C22 is being investigated 

in CARPALL, a Phase I study for pediatric ALL patients who are ineligible for Kymriah including patients previously 

treated with Kymriah who are CD19 negative and patients with isolated extramedullary disease. Preliminary results 

from CARPALL were also presented at ASH 2022. Finally, AUTO4 and AUTO5 target TRBC1 and TRBC2, respectively 

and are being developed for PTCL that is TRBC1 or TRBC2 positive, respectively. AUTO4 is in Phase I while AUTO5 

is in preclinical development. Autolus is looking for a partner for both AUTO4 and AUTO5 as a non-dilutive funding 

opportunity.  

 

As Autolus gets ready to commercialize obe-cel in 2024, it has $383m in cash which funds it into 2025. Q4 2022 cash 

inflows included $164m from a December public offering, $70m from milestone payments from Blackstone and $19m 

from UK R&D tax credits.  

AxoGen (AXGN) 

Axogen (AXGN) reported a financially satisfactory end to 2022 after a rough start to the year. The company was 

heavily impacted by the hospital staffing issues that have become more commonplace over the last few years, but 

during their presentation, they reported a 16% revenue growth in Q4 2022 over Q4 2021 and an overall increase of 

12% from 2021 to 2022.   

 

As a company focused on peripheral nerve repair, one of the hurdles Axogen has faced has been getting their foot in 

the door with surgeons and finding those who are willing to try a new approach to nerve reconstruction. The current 

standard of care dictates that surgeons use either a conduit to guide the ends of severed nerves together and protect 

the budding axons from harm or they perform an autograft, removing a healthy nerve from one part of the body and 

transplanting it to the injured area.   

 

Axogen offers four unique solutions designed to improve this procedure. Their Axoguard Nerve Cap reduces the 

formation of neuromas from amputations and other surgeries such as tumor removal, helping patients avoid the need 

for long term pain management, while the Axoguard Nerve Protector shields injured nerves and reinforces repairs. 

The company explained that at present, they are running social media campaigns to raise awareness of these 

products particularly for people who have had breast reconstruction following mastectomies. Since nerve repair is not 

necessarily part of the reconstruction surgery, many people experience persisting numbness or pain that has a high 

impact on their daily lives.   

 

Additionally, Axogen has two products that aid in reconnecting damaged or severed nerves, Avance Nerve Graft and 

Axoguard Nerve Connector, the former of which is Axogen’s flagship offering and the topic of much of their 

presentation.  

 

Avance Nerve Graft is a biologically active allograft currently available as a tissue product for the surgical repair of 

nerve discontinuities. Results of the RECON study released in mid-2022 revealed that as the gaps between severed 

nerve endings gets larger, Avance showed distinct superiority over conduits by providing more chemical support for 

regrowth, lowering the incidence of neuromas, and reducing recovery times by up to three months. During discussion 

of the product’s dominance over current methods, Axogen also made an interesting point that, although autografts 

may seem “free” because the nerve is transplanted from another part of the patient’s body, this procedure is equal to, 
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if not more expensive, than using Avance. Removing a nerve elsewhere adds time onto the surgery and increases the 

risk of surgical site infections, both of which cost hospitals money.  

 

However, the most notable part of the presentation was Axogen’s announcement that they plan to submit a BLA near 

the end of 2023 to classify Avance Nerve Graft as a biologic. The approval would create substantial barrier of entry for 

other companies also pursing nerve grafts since this classification is a larger regulatory challenge requiring a higher 

level of data, which may also entice more surgeons to consider adopting this technology. Approval would give Avance 

Nerve Graft reference product status as well, so Axogen would have 12 years of exclusivity before the entrance of 

biosimilars.  

 

To aid in the submission of this BLA, Axogen has built a $65 million manufacturing facility in Dayton, Ohio. The 

company expects to complete construction and move manufacturing processes to the new facility in the first half of 

2023.  Not only does the new Axogen Processing Center allow for future expansion without needing to move 

operations, but since they are no longer leasing space, the company will have full control over the production 

environment and clean rooms, which are designed to meet the guidelines for FDA-approved biologics processing 

centers and further set them up for a successful 2023.  

bluebird bio (BLUE) 

With an established track record for LVV technology encompassing over 10 years of research, bluebird bio (BLUE) 

emerged as a commercial stage gene therapy company in 2022. CEO Andrew Obenshain discussed how the 

momentum built by the launches of two first-in-class gene therapies, ZYNTEGLO and SKYSONA, and a BLA 

submission for lovo-cel (sickle cell disease) on track for Q1 2023, will propel the company forward through 2024 and 

beyond.  

 

Obenshain reported the commercial launch of ZYNTEGLO (betibeglogene autotemcel) is off to a strong start based 

on three key pillars: patient interest, a growing Qualified Treatment Center (QTC) network and timely, quality access 

and reimbursement. The one-time gene therapy custom-designed to treat the underlying genetic cause of 

beta-thalassemia in adult and pediatric patients was approved by the FDA in August 2022. Apheresis for the first 

commercial ZYNTEGLO patient is complete, and approximately 40 patients have initiated benefits verification. 

bluebird’s QTC network growth is aligned with demand; there are 10 activated centers to date, > 15 additional QTCs 

are in the on-boarding MSA stage, and the company anticipates ~40-50 QTCs by year’s end. The first revenue is 

anticipated for Q1 2023 as all target payers have responded favorably to bluebird’s offering of a one-time upfront 

payment and an outcomes-based agreement with up to 80% rebate if patient does not reach transfusion 

independence within 2 years. With these encouraging milestones achieved after only 4 months post-approval, 

Obenshain indicated ZYNTEGLO is expected to enable a seamless transition for commercializing lovo-cel for sickle 

cell disease.  

 

Lovo-cel (lovotibeglogene uutotemcel) is targeted for a BLA submission for patients 12 and older with sickle cell 

disease (SCD). The submission is based on study HGB-206 Group C, which will form the primary basis for efficacy. 

The US FDA lifted its partial clinical hold for patients under the age of 18 in studies evaluating lovo-cel for SCD in 

December. Obenshain discussed the meaningful opportunity to address a critical unmet need for >20,000 individuals 

living SCD in the US. bluebird is already building the necessary infrastructure for lovo-cel’s commercial launch slated 

for early 2024. A planned 2023 network expansion ensures QTCs are in place and ready to treat appropriate SCD 

patients upon FDA approval of lovo-cel. There are significant synergies in QTC network at launch with an estimated 

65% of SCD patients within 50 miles of a planned QTC (95% within 200 miles), and the company expects to continue 

expansion in 2024.  

 

Obenshain described SKYSONA (gene therapy consisting of the patient’s own CD34+ hematopoietic stem cells 

transduced with lentiviral vector, Lenti-D, encoding the human ABCD1 cDNA) as the “soul of bluebird bio” since its 

founding. The commercial launch of SKYSONA (elivaldogene autotemcel) is on track following its accelerated 

approval by the FDA in September 2022 to slow the progression of neurologic dysfunction in boys 4-17 years of age 
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with early, active cerebral adrenoleukodystrophy (CALD). The first apheresis scheduled for January 2023, and the 

company anticipates 5-10 patient starts in 2023. Payers recognize the value and urgency to treat the disease, and to 

date there have been zero ultimate denials for the therapy.  

 

In closing, Obenshain highlighted the strong financial position of bluebird bio with two ongoing US launches (wholly-

owned global rights) and a third investigational gene therapy for SCD ready for the commercial setting. The company 

is entering 2023 with cash runway into Q1 2024 (including the sale of 2nd PRV + restricted cash) and plans to 

strengthen its balance sheet through product revenue (anticipated to begin Q1 2023) and pursuing additional 

opportunities to extend its cash runway.  

Cabaletta Bio (CABA) 

Founded in 2018, Cabaletta is a small biotechnology company focused on developing CAR-Ts for autoimmune 

diseases. Although all assets are in early stages of development, the sheer efficacy of currently approved CAR-Ts 

across many indications suggest that their products could be well-received in the future, pending positive data.  

 

Company CEO, Dr. Steven Nichtberger, began by discussing their ‘Chimeric Antigen Receptor T cells for 

Autoimmunity’ (CARTA) strategy, which involves their CD19-targeted CAR-T, CABA-201. In an academic clinical trial 

comprised of 5 patients with refractory systemic lupus erythematosus (SLE), all levels of SLE-associated antibodies 

were reduced, and complement levels normalized. After one dose of CABA-201, new, immature B-cells reappeared in 

all 5 patients after 2-5 months. Nichtberger announced the IND for this trial will be filed by end of H1 2023. After the 

success of this trial, Nichtberger discussed Cabaletta’s hopes to also investigate this agent across more indications 

such as rheumatoid arthritis and myositis. Nichtberger went on to discuss how he felt the company was uniquely 

positioned to get approval in these indications and succeed over areas where there may be significant competition: 

they have spent 5 years solely researching CAR-Ts in autoimmune diseases, and have a unique understanding and 

expertise in this area; they have a successful track record of manufacturing novel cell therapy products; and have 

clinically-evaluated binder and translational research partnerships which support CABA-201 development.   

 

Cabaletta has a second key strategy, coined the ‘Chimeric AutoAntibody Receptor T Cells’ (CAART) strategy. This is 

looking at their other two assets, DSG3-CAART for mucosal pemphigus vulgaris and MuSK-CAART for myasthenia 

gravis. Unfortunately, DSG3-CAART as a monotherapy did not show significant clinical efficacy in its Phase I trial, 

prompting Cabaletta to initiate a sub-study of DSG3-CAART in combination with cyclophosphamide and intravenous 

immunoglobulin pretreatment. The company hopes this combination will increase the activity of DSG3-CAART; first 

data from this combination cohort are expected in H1 2023. The Phase I trial of MuSK-CAART is ongoing, targeting 

the approximately 6-7.5% MuSK+ myasthenia gravis patients, with first data expected in 2024. The coming years will 

be vital for Cabaletta to establish themselves as an up-and-coming autoimmune disease-focused biotechnology 

company.  

Cogent Biosciences (COGT) 

Cogent Biosciences’ CEO Andrew Robbins set out 2023 plans which are focused on building a fully integrated 

precision therapy company with an expanding pipeline of novel, genetically validated,, small-molecule targeted 

therapies for rare diseases. He also stressed his confidence in Cogent’s current cash position with a reported total of 

$289.1 million which is expected fund company operations through to 2025.  

 

Cogent currently has three ongoing late-stage trials which are focusing on two key indications; systemic mastocytosis 

(SM) and gastrointestinal stromal tumors (GIST). Development for both of these indications is ongoing with the 

company’s key compound, bezuclastinib, which is a highly potent KIT D816V inhibitor. So far, bezuclastinib has shown 

positive initial data in SM as well as promising preliminary clinical activity when used in combination with sunitinib in 

heavily pretreated patients with GIST. Bezuclastinib is protected against generic entry until 2043.   
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Looking at the KIT mutant competitive landscape, there is limited GIST development with sunitinib being the current 

standard of care, but it is now genericized. This creates an opportunity for bezuclastinib, as there is currently only a 

minimal number of late-stage compounds but a significant unmet need with approximately 4,000-6,000 patients 

diagnosed in the US each year. The ongoing Phase III PEAK trial is evaluating bezuclastinib plus sunitinib vs sunitinib 

alone in locally advanced unresectable or metastatic GIST. Preliminary data from the trial supports a strong biologic 

rational to treat imatinib-resistant GIST patients with a combination of bezuclastinib plus sunitinib, with the company 

believing that the combination has the potential to drive longer progression free survival in second-line GIST patients. 

Updated clinical data from the PEAK trial is expected to be released in H1 2023.  

 

SM is a rare hematologic disorder which is primarily driven by KIT D816V mutation, and there is a need for more 

effective therapies targeting overactive mast cells, while delivering an acceptblepatient experience. The Phase II 

APEX trial is evaluating bezuclastinib in advanced SM and is on track to complete enrollment of Part 1 in Q1 2023. 

Analysis from Part 1 of the trial expected to be released by mid-year 2023, when Part 2 will then be initiated. Another 

ongoing trial that Cogent has in the SM area is the Phase II SUMMIT trial evaluating bezuclastinib in non-advanced 

SM which will unblind patients from Part 1 of the trial and release clinical data in H2 2023.   

 

Research milestones that the company wants to hit in 2023 include selecting a pan- fibroblast growth factor receptor 2 

(FGFR2)-mutant clinical candidate in H1 2023 and then initiate good laboratory practices (GLP)-compliant toxicology 

and investigational new drug (IND) enabling studies while also selecting a CNS-penetrant, potent erbB2 inhibitor 

candidate by the end of the year. Cogent also expects to announce preclinical progress from two additional, novel, 

potential best-in-class cancer-focused kinase inhibitors in 2023.  

CTI BioPharma (CTIC) 

2022 was a breakthrough year for CTI BioPharma, a company focused on developing novel therapies for patients with 

rare blood-related cancers, as it received its first FDA approval. CEO, Adam Craig, announced Vonjo, a JAK2, IKAR1, 

and ACVR1 inhibitor received an accelerated approval in February last year for the treatment of adults with cytopenic 

myelofibrosis. Since its launch, Vonjo has been included in the NCCN guidelines for myelofibrosis and brought in 

$32.9m in revenue. Craig estimated the total addressable myelofibrosis market for Vonjo in 2026 could reach $3m 

owing to the high proportion of the myelofibrosis population being cytopenic (~60%). The Phase III PACIFICA 

confirmatory trial for patients with myelofibrosis with severe thrombocytopenia is expected to read-out in 2026.  

 

Although the myelofibrosis market is not an area of unmet need, currently available therapies can have unwanted 

side-effects. Treatment with Jakafi, a JAK inhibitor approved for the treatment of myelofibrosis, can lead to platelet 

levels in patients dropping and Craig stated the lack of JAK1 inhibition with Vonjo treatment has led to a unique and 

more favorable profile. Vonjo has shown potential to be a best-in-class treatment for reducing spleen size and 

symptoms in patients with cytopenic myelofibrosis, where it showed a 29% and 26% reduction, respectively when 

compared to 3% and 9% for the best available therapy. It is also the only known JAK2 inhibitor that provides full-day 

inhibition of ACVR1. Furthermore, at ASH 2022, CTI BioPharma presented a ~13% benefit over best available therapy 

in improvement in haemoglobin levels and transfusion burden decline from baseline at week 24. In vitro, Vonjo has 

shown 4x more potency against ACVR1 than momelotinib, GSK’s myelofibrosis agent, which is currently in regulatory 

discussions and this positions Vonjo strongly in the market.  

 

To conclude, Craig delved into CTI BioPharma’s financial position. It ended Q3 2022 with $81.6m in cash, cash 

equivalents, and short-term investments and $50m of debt. After developing strong KOL advocacy and significant 

utilization in the academic and community settings, Craig believes CTI BioPharma is well positioned for a successful 

2023.  

DICE Therapeutics (DICE) 

DICE Therapeutics is a company dedicated to discovering and developing orally bioavailable small molecules in the 

immunology space. DICE went public on NASDAQ in September 2021, and today announced it maintains a market 
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cap of ~$1.50B and cash balance of ~$590M. Today, the company presented clinical development updates and 

anticipated milestones for 2023. Their lead program, DC-806, is an oral IL-17 compound which the company believes 

is the first demonstration of a small molecule blocking a cytokine in a clinical setting.   

 

DC-806, has demonstrated potential for antibody-like efficacy in psoriasis patients with a favorable safety profile in a 

Phase I SAD/MAD study. A Phase IIb study of DC-806 in adults with moderate-to-severe psoriasis is expected to begin 

enrollment in the first half of this year. Also anticipated by DICE in the first half of 2023 is the progression of DC-853 

into Phase I SAD/MAD study. DC-853 is another small molecule IL-17 inhibitor being developed for psoriasis and 

other IL-17 mediated chronic immunology indications. DC-853 is a differentiated fast-follower to DC-806, with 

improved potency and metabolic stability to support projected therapeutic benefit at lower doses. A Phase I study of 

DC-853 in healthy volunteers will provide data enabling benchmarking to both DC-806 and commercial IL-17 

antibodies. The company expects data from its planned Phase I study in the second half of 2023.   

 

DICE Therapeutics is expanding its platform beyond IL-17 inhibitors, and announced the company is developing an 

oral PD-L1 program for undisclosed immuno-oncology indications. The company expects to file an IND for the 

program by the end of 2023.   

MacroGenics (MGNX) 

MacroGenics’ president and chief executive officer, Scott Koenig, provided an update on its recent corporate and 

partnership progress, as well as several updates on its pipeline assets in their presentation at the 41st Annual J.P. 

Morgan Healthcare Conference. With regards to the pipeline, the MacroGenics presentation focused primarily on 

three molecules, MGC018 (now known as vobramitamab duocarmazine), lorigerlimab, and MGD024.  

  

MacroGenics also reported a cash runway of $124m through 2024 into early 2025 via collaboration payments and 

product revenues, with a proforma figure of around $244m when including the $60m upfront payment received from 

their Gilead partnership in October 2022 and another $60m in milestone payments from Provention Bio related to FDA 

approval of Tzield (teplizumab-mzwv) for the prevention and treatment of type 1 diabetes (T1D) in November 2022. In 

an answer to a question following the presentation, MacroGenics believes more business development and 

partnership opportunities are to come after the success achieved last year.  

  

Late in 2022, vobramitamab duocarmazine, an antibody-drug conjugate (ADC) that targets B7-H3, entered the Phase 

II portion of the Phase II/III TAMARACK study in patients with metastatic castration-resistant prostate cancer 

(mCRPC). Additional sites in the U.S. are expected this quarter, with sites in Europe opening before the end of the 

second quarter of 2023. Interim data from the Phase II portion of the study are expected in 2024. Patient enrollment 

also continues in a Phase I/II dose escalation study of vobramitamab duocarmazine in combination with lorigerlimab in 

patients with various advanced solid tumors, and further updates are expected later this year.  

  

Lorigerlimab, a bispecific, tetravalent PD-1 × CTLA-4 DART molecule, is enrolling patients in a Phase I/II dose 

expansion study as monotherapy in cohorts with microsatellite stable colorectal cancer, mCRPC, melanoma, and 

checkpoint-naïve non-small cell lung cancer (NSCLC). MacroGenics expects to provide an initial data update from this 

study next month at the ASCO Genitourinary Cancers Symposium being held February 16-18, 2023. A Phase II study 

is also expected to start in 2023.  

  

MGD024, a next-generation, humanized CD123 × CD3 DART molecule, continues to enroll patients in a Phase I dose-

escalation study in patients with CD123-positive neoplasms, including acute myeloid leukemia and myelodysplastic 

syndromes. In October 2022, MacroGenics and Gilead Sciences entered into an exclusive option and collaboration 

agreement to develop MGD024, and Gilead may elect to exercise its option to license the program during the Phase I 

study.  

  

Lastly, MacroGenics expects an IND submission in the fourth quarter of 2023 for one of its multiple ADC candidates in 

preclinical development, and they continue to advance additional development candidates.  
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MannKind (MNKD) 

MannKind’s CEO, Michael Castagna, presented on behalf of the company at the 41st JPM Healthcare Conference. 

MannKind is well known for its proprietary technology in the orphan lung and endocrine fields, such as its 

Technosphere lung delivery with two FDA approved products on its platform. Technosphere Treprostinil (Tyvaso DPI) 

was developed in collaboration with United Therapeutics and has generated low double-digit royalties.   

For the orphan lung products, MNKD-101 is currently being developed for respiratory tract infections. The inhalation 

technology has demonstrated low systemic exposure with fewer side effects than the oral dosage form of clofazimine. 

Phase I trials have concluded for the product and MannKind expects to progress MNKD-101 to a Phase II/III trial in 

2023 pending a successful IND approval by the FDA. INDs for the other orphan lung branded assets such as MNKD-

201, MNKD-301, and MNKD-501 are anticipated pending pre-IND meetings with the FDA from 2023 through 2024.  

 

In endocrine diseases, MannKind’s Afreeza inhaler and insulin cartridges hopes to become the standard of care in 

mealtime insulin therapy. As the company’s only marketed product, Afreeza is currently available in not only the U.S. 

markets, but also in international countries such as Brazil and India. The product has contributed to a significant 

portion of the company’s overall revenue since 2016. We await multiple data readouts from the ABC study (Pump 

Switch) at future medical conferences in 2023 such as ATTD and ADA.   

 

MannKind acquired V-Go, a wearable insulin delivery product, in the second quarter of 2022. The V-Go delivery 

platform offers a high value proposition, as it can be potentially fitted with other low volume SC injectables while also 

reducing the need to take multiple/daily shots. The company will integrate V-Go into the Afrezza Sales Force in the 

first quarter of 2023 and expects a 1st year net revenue run-rate of $18M to $22M. As the purchase price of the 

acquisition was $15M, MannKind has already become cash positive for V-Go with a $21.6M net revenue as of the third 

quarter of 2022.  

 

The company hopes to branch past its proprietary technology looking to 2023, by expanding its growth in branded 

products with a new indication or product every year starting in 2025. Multiple INDs are anticipated from 2023 to 

2024, as well as data readouts in the endocrine fields.  

Seres Therapeutics (MCRB) 

Eric Shaff, CEO and President of Seres Therapeutics, provided an overview of the company’s accomplishments in 

2022 and their plans going forward, particularly relating to the company’s lead asset SER-109, a potential first-in-class, 

orally administered, investigational microbiome therapeutic designed to reduce the risk of recurrent Clostridium 

difficile infection (CDI). CDI involves the large intestine and is currently treated with antibacterial agents but there is a 

substantial risk for recurrence. SER-109’s development arose from the idea of using encapsulated bacterial consortia 

to restructure the microbiome, but the concept has applications for improving various diseases. 

  

Shaff highlighted that recurrent CDI is an important public health issue with a high unmet need and that SER-109 

could be an important new therapeutic option for patients based on the positive Phase III data demonstrated, which 

formed the basis of the biologics licence application made to the FDA and accepted in October 2022. The Phase III 

data showed response rates of at least 88%, including a 94% response rate for patients with a first recurrence, and a 

safety profile comparable to placebo. Publication of these data in leading medical journals has also begun to garner 

traction amongst providers, according to Shaff. The FDA has awarded breakthrough and orphan designation to SER-

109 and a Prescription Drug User Fee Act (PDUFA) action date of April 26, 2023, has been set.  

 

Seres has partnered with Nestlé Health Science in the development and commercialization of SER-109. Shaff 

suggested that the strong product profile, large market opportunity for this asset, and the commercial capabilities of 

the partnership with Nestlé there is a strong prospect for commercial success. The company is already putting the 

building blocks into place regarding market access, product supply, sales forces, patient support, and medical affairs. 

Manufacturing is a critical aspect for succeeding, particularly owing to the bacterial content of SER-109, and Seres 
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has been investing in manufacturing for over 10 years, and a new partnership with Bacthera will allow expanded 

supply.  

 

Various other applications of microbiome therapeutics are planned said Shaff, especially with respect to antimicrobial 

resistance, another public health concern with a high unmet need. As investigations into SER-190 proceeded, it was 

found that the approach was associated with reductions in bacteria linked to antimicrobial resistance genes. This led 

to the development of SER-155, which is aimed at addressing antimicrobial resistance, particularly in high-risk patient 

groups. A Phase 1b trial of SER-155 has been initiated in patients with allogeneic hematopoietic stem cell transplants, 

with data expected in early 2023. Data from all their investigations into the microbiome has enabled Seres to gain 

insights into the relationship between microbes and tissues, and the subsequent impact on various pathways, such as 

inflammation, which could have potential implications for treating immune disorders and oncologic diseases.  

 

Shaff noted that the company was in a solid financial position with $233 million in cash as of September 2022, with the 

company being eligible for $125 million from Nestlé following FDA approval of SER-109. After a successful launch of 

SER-109, the Seres hopes to advance SER-155 into later clinical development and bring two further candidates out of 

preclinical testing by 2025.  

Terns Pharmaceuticals (TERN) 

Terns Pharmaceuticals (TERN) kicked off the presentation with discussions around the company’s vision and 

milestones on its development in the oncology and metabolic arenas. Terns aims to address unmet needs in 

nonalcoholic steatohepatitis (NASH) and chronic myelogenous leukemia (CML) with a portfolio of small molecules 

candidates with validated mechanisms of action. In 2023, the company will center its strategic priorities on its three 

candidates: TERN-701, an allosteric BCR-ABL tyrosine kinase inhibitor (TKI) for CML, TERN-601, an oral glucagon-like 

peptide 1 (GLP-1) agonist for obesity, and TERN-501, a beta thyroid hormone receptors (THR-B) agonist for the 

treatment of NASH. Terns claimed that 2023 will be a transformative year with multiple data readouts and trial 

initiations for its candidates, backed by a strong balance sheet.  

 

As expected, the most notable milestone in 2023 is the top-line data from the Phase II DUET combination study of 

TERN-501 and TERN-101, a liver-distributed farnesoid X receptor (FXR) agonist, in NASH patients. Drawing from the 

robust results of Madrigal Pharmaceuticals’ resmetirom, a competing THR-B agonist, Terns remains confident that its 

candidate will exhibit similar results. Of note, Terns emphasized the proprietary ring structure of TERN-501 features 

improved pharmacokinetics, improved selectivity for the beta isoform of thyroid hormone receptors, and less 

susceptibility for oxidative metabolism in the liver compared to resmetirom. Importantly, this formulation also allowed 

the opportunity of co-formulation in a fixed dose combination regimen, in line with the company’s premise of using 

combination therapy to tackle the multifactorial nature of NASH.   

 

In oncology, TERN-701’s evaluation in pre-treated CML was highlighted, along with a planned Phase I study initiation 

in the US anticipated in 2023. Terns remarked that the company still continues to assess the best development 

pathway for TERN-701 beyond the Phase I study, but noted that it mirrors the superior efficacy and safety profile of 

Novartis’ asciminib, a similar 3rd generation BCR-ABL TKI on track to be a blockbuster in third line CML. Interestingly, 

TERN-701’s once daily dosing regimen may support a favorable tolerability profile and greater patient preference over 

asciminib’s twice daily dosing regimen.  

 

Rounding out the presentation was a spotlight on TERN-601, an oral GLP-1 agonist for obesity treatment. Terns touted 

the advantages of TERN-601 in simplified dosing and applicability to other metabolic indications in either combination 

or co-formulation approach. The company expects to continue investigational new drug application (IND) enabling 

activities, which will allow a Phase I trial initiation in the second half of 2023. The first-in-human program will evaluate 

TERN-601’s impact on body weight and glycemic control parameters, with data expected in 2024.  

 

In the closing remarks, Terns underscored a healthy balance sheet of $293 million in cash and cash equivalents, 

providing runway into 2026. These resources will support Terns’ operations beyond the key clinical readouts in 2023, 
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open additional prospects for collaborations in NASH and obesity, along with opportunities to invest broadly across 

development pipeline.   

Travere Therapeutics (TVTX) 

Travere aims to develop therapeutics and to improve the communities and lives of patients living with rare diseases. 

Eric Dube, the CEO of Travere, presented a development pipeline of potential first-in-class programs. The pipeline is 

led by sparsentan, the first and only DEARA in development for rare kidney disease. Regulatory filings in the US and 

Europe were submitted in 2022. The US PDUFA target action date is set for February 17, 2023, and the EU 

conditional approval decision is expected in the second half of 2023. The filings were supported by interim data from 

the Phase III PROTECT study where sparsentan demonstrated over triple reduction of proteinuria from baseline after 

36 weeks of treatment in comparison to irbesartan.   

 

Travere plans to expand sparsentan with supplemental filings for FSGS in the second half of 2023. The filings are 

supported with encouraging interim data from the Phase III DUPLEX study and additional topline data from eGFR 

confirmatory endpoints are expected in the second quarter of 2023. The potential approval of sparsentan in IgAN and 

FSGS would address a high unmet medical need including an estimate of ~110k to ~185k patients in US and Europe. 

CSL Vifor and Travere have partnered up in a collaboration and licensing agreement to commercialize sparsentan, if 

approved, in Europe, Australia and New Zealand.  

 

Additionally, Travere’s pipeline includes pegtibatinase (TVT-058) for the treatment of HCU. Pegtibatinase has been 

granted FDA breakthrough therapy designation, rare pediatric disease designation, fast track desgination and orphan 

drug designation in both the US and Europe. The Phase I/II COMPOSE study of pegtibatinase in HCU is currently 

ongoing in the trial’s final cohort with relatively positive topline results from earlier cohorts. Additional data from 

COMPOSE is expected in mid-2023. Travere ended 2022 with ~$450M in cash, cash equivalents and marketable debt 

securities including ~$201M in net product sales for the full year 2022 to execute its development plans and pipeline 

into 2024.  

Vanda Pharmaceuticals (VNDA) 

CFO and Senior VP Kevin Moran presented on the last day of the JP Morgan Healthcare Conference, highlighting top 

priorities and milestones for the company in 2023. Top priorities for the company this year include the continued 

launch efforts for Hetlioz in Smith-Magenis Syndrome for which the oral capsule formulation gained FDA approval for 

adults in December 2020, while the liquid formulation for pediatric patients gained approval in early 2021. This year 

Vanda will also be trying to progress the late stage Hetlioz program in delayed sleep phase disorder (DSPD). In 

gastroparesis, Vanda is preparing to submit a regulatory filing with the FDA in the first half of 2023 for tradipitant, a 

small molecule neurokinin 1 receptor (NK-1R) antagonist. Finally, Vanda’s fourth top priority this year is to expand 

Fanapt’s label to include bipolar disorder and continue development of a long acting injectable (LAI) formulation of 

Fanapt. Moran indicated early on in the presentation that the company has a strong cash position going into 2023 with 

year-end 2022 cash guidance at greater than $450 million, which will help to support their 2023 goals.   

Aside from Vanda’s top priorities for 2023, the developer has a relatively large pipeline program at various stages of 

development. Moran described later stage programs developing Hetlioz for the potential treatment of jet lag disorder, 

insomnia, autism spectrum disorder, and non-24-hour sleep wake disorder in children. Additional label expansion 

efforts are underway for Fanapt, which is currently in Phase II development for Parkinson’s disease psychosis. Apart 

from tradipitant’s development in gastroparesis, it is also being studied for motion sickness, atopic dermatitis, and 

Covid-19 pneumonia.   

 

Early-stage programs include cystic fibrosis transmembrane conductance regulators (CFTR), VSJ-110 and VPO-227, 

VTR-297, a small molecule HDAC inhibitor in development for hematologic malignancies, and VQW-765, an oral 

alpha-7 nicotinic receptor partial agonist for social/performance anxiety.  
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Vanda Pharmaceuticals has been caught up in lawsuits and grievances with the FDA and Center for Medicare and 

Medicaid Services (CMS) in recent years. In 2019, Vanda sued the FDA and sought a court order to get the FDA to 

revoke a partial clinical hold on human testing of tradipitant. Last year, the company sued the FDA again in order to 

obtain the agency’s review documents three years after receiving a complete response letter denying its application 

for a jet lag disorder indication for Hetlioz. It also sued the CMS last year challenging a rule that subjects some of 

Vanda’s products to additional rebates.  Further tumultuous events have ensued with Vanda losing patent protection 

of Hetlioz last year when a federal court sided with generics developers, Teva Pharmaceuticals and Apotex. Although 

Vanda has said it will appeal this decision, there was no mention or updates of any of these events in the 

presentation.  

Vaxxinity (VAXX) 

Vaxxinity is a clinical-stage company developing immunotherapeutic vaccines in areas of chronic disease, like 

Alzheimer's disease, Parkinson's disease, heart disease, and migraine. The company also has a COVID-19 vaccine in 

development. CEO Mei Mei Hu acknowledges that their approach isn’t the traditional way of doing things.   

  

Their technology is designed to harness the immune system to go after areas that have already been validated by 

monoclonal antibodies. Rather than present details on preclinical and clinical data, Hu spent time to articulate how the 

addressable market for this type of approach eclipses that of the market targeted by antibody developers by 

leapfrogging those antibodies to gain first line or early second line positioning. Hu believes this can be done by the 

more cost effective and convenient potential found in these vaccines. For example, semi-annual dosing would be far 

more convenient and accessible than bi-weekly IV infusions that will be required for use of the anti-amyloid antibody 

lecanemab in Alzheimer’s disease.   

  

Hu differentiated their approach from prior active vaccines that have tried to crack these passive immune-eliciting 

(antibody) markets. Vaxxinity’s synthetic peptide VAXXINE platform is proposed to overcome issues with immune 

tolerance with high titers to target-specific antibodies, avoiding off target antibodies.   

  

Vaxxinity’s five most advanced vaccines were highlighted in the presentation. UB-311 is an anti-amyloid vaccine to be 

used for Alzheimer’s disease. Vaxxinity is in discussions with potential partners to initiate a pivotal study. Early phase 

trials have demonstrated that UB-311 elicits high antibody titers, with antibodies that bind to toxic beta amyloid 

oligomers in the brain. Hu suspects that the natural formation of these antibodies allow the vaccine to avoid the ARIA-

E signal that is seen with injected anti-amyloid antibodies, making this approach potentially safer. Rather than being 

limited to the current market of early Alzheimer’s in the US, for which amyloid antibodies are presently approved, Hu 

hypothesized that Vaxxinity’s amyloid vaccine could be used in primary and secondary prevention globally.   

  

A presentation graphic depicts this expanded market as being a 750,000% larger opportunity. However, one would 

assume this is also the market that anti-amyloid antibody developers are pursing, indeed with several having already 

entered into preclinical Alzheimer’s trials in asymptomatic patients. Like these more advanced competitors, Vaxxinity 

would also likely need to engage in these very large, long and costly trials to demonstrate efficacy in this population 

prior to receiving a labeled indication in these areas, so differentiation from the ultimate target market that competitors 

are pursing was not articulated clearly.  

  

A read-out is expected in 2023 from part B of a Phase I study evaluating alpha-synuclein targeting vaccine UB-312 

that can be used for Parkinson’s disease. 2023 is also expected to see an interim Phase I readout from a migraine 

study of CGRP vaccine UB-313. Vaxxinity expects to initiate a first-in-man study of PCSK9 vaccine VXX-401 in 

hypercholesterolemia. Hu explained that first line access may not be feasible in this population, but that they would 

pursue a “fast” second line option. For COVID-19 prevention, Vaxxinity is submitting a BLA to the UK’s MHRA and 

Australia’s TGA agencies for UB-612.  

Voyager Therapeutics (VYGR) 
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Voyager kicked off the presentation by highlighting the three pillars of their company that could attract investors to 

Voyager. These include their capsid platform TRACER, CNS pipeline, and their partnership synergy with other 

companies. Voyager highlighted their IV delivered gene therapy platform, which increases transduction across 

multiple regions of the central nervous system at lower doses than currently being used by current systemic 

therapies. With that, the company hopes to provide better benefit to patients at safer doses. Their capsid platform has 

made Voyager an attractive company to form alliances with other gene therapy leaders such as Pfizer, Novartis, and 

Neurocrine. Their pipeline has validated targets and biomarkers that allow potential for rapid proof-of-biology to target 

indications of high unmet need like ALS, Alzheimer’s, Parkinson’s, Friedreich’s Ataxia.  

 

The company continues to have synergistic partnerships and are also exploring other value creating partnerships to 

expand growth and development across various indications. Voyager expanded on their recently announced 

partnership with Neurocrine. The company is enthusiastic about this partnership as they believe it recognizes value of 

their pipeline. The collaboration has potential for up to $4.2B in milestones, with $1.5B during development, and $2.7B 

commercial in addition to royalties, with an option to elect 50/50 cost/profit sharing in the U.S. The company hopes to 

use the resources derived from this transaction to enable future growth, advance their platform, and advance their 

prioritized pipeline programs and research. Voyager ended the presentation giving an overview of financial metrics for 

the company as well as near-term partnership milestones, with the Novartis option exercise decision expected in the 

first quarter of 2023, which has potential for up to $37.5M payment. Lastly, some other near-term milestones include 

the company’s plan to ID lead candidates for all three priority pipeline programs, for ALS, Alzheimer’s, and 

Parkinson’s disease, with IND filings expected in 2024 and 2025.   

Zymeworks (ZYME) 

Kenneth Galbraith, Chair and Chief Executive Officer of Zymeworks, provided an overview of the company’s progress 

since taking the helm a year ago, and outlined key priorities for 2023 and beyond. The company remains steadfast in 

its mission improve the lives of patients with difficult-to-treat cancers and other serious diseases by utilizing its novel 

platforms to drive next generation antibody-based therapeutics. These novel drug conjugate platforms enable fit-for 

purpose antibody drug candidate creation for a unique and differentiated product portfolio.  

 

One of the key focus areas of Zymeworks’ value framework is to expand its research and early development 

programs. Galbraith indicated the company’s goal of filing five new INDs in 5 years from its pipeline of antibody drug 

candidates (ADC) and multispecific antibody therapeutics, including the two lead preclinical programs 

(ZW171/ZW191) by 2024. The company intends to actively present and publish preclinical data throughout the year, 

and aggressively pursue multi-product collaborations and partnerships to expand the breadth of the early R&D 

programs. Zymeworks will also pursue external opportunities to expand its focus beyond the current technology 

platforms.  

 

In December 2022 Zymeworks announced positive topline results from the pivotal Phase IIb HERIZON-BTC-01 open-

label, single-arm clinical trial investigating zanidatamab, a HER2-targeted bispecific antibody, as monotherapy in 

patients with previously treated HER2-amplified and -expressing BTC. In a separate presentation in December, 

Zymeworks presented new clinical data from a Phase IIa study of zanidatamab in combination with palbociclib and 

fulvestrant in patients with heavily pretreated HER2-positive hormone receptor-positive metastatic breast cancer, 

demonstrating efficacy with 34.5% of patients having a confirmed objective response. Galbraith indicated the 

company plans to report additional clinical data from its ongoing Phase 2 study in front-line GEA at the ASCO GI 

symposium later this month, and the full data set from the HERIZON-BTC-01 pivotal clinical trial at a major medical 

meeting in the first half of 2023. Zanidtamab Zovodotin, a differentiated HER2-targeted ADC has shown single-agent 

activity in multiple tumor types with a differentiated tolerability. The unique mechanism of action, tolerability profile, 

and clear single-agent activity support future development strategy for the therapy moving forward. Zymeworks is 

planning to present additional Phase 1 data for zanidatamab zovodotin and expand Phase 1 in key areas: non-small 

cell lung cancer, GEA, ovarian cancer, colorectal cancer, and breast cancer.  
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Zymeworks signed a licensing agreement with Jazz Pharmaceuticals in Q4 222, a key element to the 

commercialization strategy for zanidatamab. To date, Zymeworks received $375 million in proceeds and are eligible 

for reimbursement for ongoing zanidatamab-related costs incurred after October 19, 2022. The company is also 

eligible to receive regulatory approval milestones of up to $525 million, commercial milestones of up to $862.5 million, 

and royalties of between 10% and 20% of future zanidatamab sales, pending regulatory approval of zanidatamab. The 

collaboration enables Zymeworks to focus on growing its early-stage pipeline while zanidatamab advances to 

commercialization. In 2018, Zymeworks partnered with BeiGene for development and commercial rights to 

zanidatamab and zanidatamab zovodotin in the APAC regions (excluding Japan). To date the company received 

approximately $60 million in upfront payments and milestone payments, as well as certain co-development funding for 

zanidatamab clinical studies. Through this collaboration, Zymeworks is eligible to receive up to $390 million in 

additional development and commercial milestones together with tiered royalties of up to 20% of future product sales, 

pending regulatory approval.  

 

Galbraith concluded with a summary of Zymeworks’ strong financial position heading into 2023. The net operating 

cash burn for 2023 is between $90 and $120 with a cash runway through at least 2026. With the ongoing 

development and commercialization costs of zanidatamab supported by the by Jazz and BeiGene agreements, the 

company can use cash runway to fund the development of their remaining pipeline portfolio. Galbraith is confident the 

emerging biotech has the capital, talent and means to pursue opportunities for patients and exceed the expectations 

of its shareholders.  

Micro Cap 

Achilles Therapeutics (ACHL) 

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

neoantigens. The Chief Executive Officer of Achilles Therapeutics, Iraj Ali, kicked off the 2023 JPM presentation by 

highlighting the continued advancements in Achilles clinical program and provided an update on upcoming milestones 

from the ongoing Phase I/IIa CHIRON and THETIS clinical trials in non-small cell lung cancer (NSCLC) and melanoma, 

respectively. Iraj Ali provided a recap of previous data from the Esmo-io conference in 2022, where the THETIS study 

showed early safety and tolerability profile was consistent with further application to a broader patient population 

along with the potential for deep and durable clinical responses in NSCLC despite low doses of cNeT and reduced 

dose lymphodepletion and IL-2 was demonstrated. It was also announced that the company anticipates data readout 

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

 

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

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

quarter, providing runway through to the mid of 2025.  

Black Diamond Therapeutics (BDTX) 

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

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

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

Diamond hopes to see clinical data from this Phase I study in the second half of 2023.  

 

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

4933. The company expects to see a Phase I study initiate in the first half of 2023, looking at solid tumors with BRAF 

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

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

through till the third quarter of 2024.   

Elevation Oncology (ELEV) 

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

pipeline candidate, EO-3021 - a potential best-in-class anti-claudin18.2 Antibody Drug Candidate (ADC). EO-3021 has 

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

therapies) is expressed across several solid tumor types, where expression is highest in gastric/GEJ and pancreatic 

tumors (≥ 70%). Currently in the early stages of development, EO-321 is expected to begin testing in a Phase I US trial 

in the second half of 2023.  

 

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

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

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

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

generates more clinical data.   

Solid Biosciences (SLDB) 

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

capsids, Solid Biosciences has high expectations for the year ahead with high hopes it will be transformational in its 

journey to become a leader in the precision genetic medicines space. The presentation went only into brief detail 

about the acquisition, mainly touching on benefits from combining the two separate next-generation capsid libraries 

that were developed with different strategies over the next two years as well as strengthening process/analytical 

developments and CMC regulatory team capabilities.   

 

Solid’s CEO and Director Alexander Cumbo discussed the company’s strategic pipeline including SGT-003, a next-

generation Duchenne’s muscular dystrophy program that’s utilizing a novel capsid called SLB-101, which is expected 

to enter clinical trials in the second half of 2023. Also announced in the presentation was Solid’s program for BIG3 

dilated cardiomyopathy and two other cardiomyopathies that will be announced in the year to come, as well as the 

companies Friedrich’s Ataxia program that will enter IND-enabling studies in 2023. The company’s position as an 

upcoming gene therapy company looks positive considering its recent acquisition of AavantiBio and its pipeline of 

exciting genetic medicines.    

Surrozen (SRZN) 

Surrozen Inc. (SRZN) CEO Craig Parker opened the presentation emphasizing the company’s targeted approach 

using regenerative antibodies to modulate the Wnt signaling pathway to treat a broad range of diseases characterized 

by underlying tissue injury. Parker provided an overview of Surrozen’s two technologies that are similar in structure, 

both using human IgG antibodies that mimic two different proteins in the Wnt pathway. The first, SWAP, mimics Wnt 

itself, binding specifically to the two receptors that native Wnt proteins bind to: the Fzd (Frizzled) and the Lrp 

(lipoprotein receptor protein) receptors. He noted that the antibodies can be customized for specific cell types or Fzd 

receptors to have unique molecule for each disease state. The SWEETS technology, the second platform, uses R-

spondin, another natural modulator of the Wnt pathway. It also uses human IgG antibodies, but binds a different set of 

receptors to bind to a cell-specific target.   

 

Parker cited recent industry publications that have included the elucidation of the mechanism of the company’s 

molecules on the receptors involved in the Wnt pathway. Surrozen believes Wnt pathway modulation can overcome 

the limitations of organ or cell treatment approaches (such as availability and supply of organs and lifetime 

immunosuppression) to treating diseases characterized by underlying tissue damage with an approach that has the 



 

19  January 2023 

 

Copyright ©️ 2023 Pharma Intelligence UK Limited, a Citeline company (Unauthorized photocopying prohibited) 

 

 

ability to mimic, or phenocopy, the activity of these proteins with bi-specific antibodies that can be targeted to a 

specific cell and easily manufactured. The de-risked manufacturability of the platform is partnered with Lonza for 

manufacturing. Parker stated Surrozen’s strategy is to pursue acute diseases such as those in GI, liver, and eye, with 

strong evidence of Wnt-mediated regenerative potential. He mentioned that hair loss is not a current focus, but 

another potential opportunity as well. He also indicated Surrozen is not a therapeutic-area specific company, but a 

biology and technology company to develop disease modifying approaches.  

 

Surrozen has two clinical stage programs for which first-in-human trials were initiated in in Q2 2022. Liver-targeted 

molecule SZN-043 is for severe liver disease, designed using Surrozen’s SWEETS platform. It’s currently in Phase I 

for severe alcoholic hepatitis (SAH). SZN-043 is designed to addresses underlying pathophysiology of SAH, a disease 

is characterized by hepatocyte death, which leads to rapid loss of liver function, with a 90-day mortality of 30%. Parker 

showed promising preclinical data of in vivo effects of SZN-043 in rodent models of alcohol liver injury, including 

improved liver function and rapid hepatocyte proliferation (correlated with increased survival), stressing that these are 

mature functional hepatocytes. He went on to say that this data combined with other data underscores the potential to 

treat SAH rapidly, which is key in patients to improve liver function. He also showed a different rodent model, 

demonstrating SZN-043 can improve other characteristics of liver injury in different settings, including the regression 

of fibrosis in about two weeks, and perhaps a longer-term opportunity for the molecule to treat underlying cirrhosis. 

With SZN-043, the company has treated healthy volunteers in two cohorts and the next steps are to go into cirrhotic 

patients with early-stage liver disease to look for PD markers that measure short-term liver function to measure 

disease severity in liver. This will be followed by a Phase Ib study in SAH patients in which Parker believes has ability 

to achieve clinical benefit early on with LILLE (measured in seven days) and MELD scoring systems showing a high 

correlation with survival.  

 

Its second molecule, SZN-1326, is an intestine-targeted molecule mimicking a natural Wnt protein that binds to LRP6 

and Fzd5 found in the intestine. Parker showed a true treatment animal model, in which injury had already been 

established, exhibiting a near-complete restoration of intestinal epithelium, including, most importantly, the barrier 

function, which prevents gut microbes from being exposed to the immune system. Although SZN-1326 was well 

tolerated in the Phase I trial, it showed some Grade 1 and 3 treatment-related asymptomatic transaminase elevations, 

causing the company to pause study enrollment in Q4 2022 while it pursues next steps and dosing for long-term 

development, for which no timeline was yet disclosed. Parker stresses this was not a regulatory action, but a company 

decision and the program is still active. He highlighted that the significant unmet need in UC is epithelial healing. As 

opposed to existing biologic anti-inflammatories, many of which have low rates of histological remission, the SZN-1326 

mechanism directly stimulates the histological remission or epithelial healing measured in clinical trials by histological 

remission endpoint.   

 

SZN-413 is a preclinical retinopathy program that shows human and mouse genetic evidence of importance of Wnt 

signaling, demonstrating that activating the Fzd4 signaling pathway could have an effect in treating adult retinopathies. 

The delivery of this molecule is through local intravitreal injection, the same as Eylea (aflibercept), but compared to 

that, SZN-413 restores almost to normal both the amount of blood getting delivered and also the structure of the 

blood vessels, with a larger effect on avascular area and pathologic NV tuft formation. Under an October 2022 deal, 

the compound is partnered with Boehringer Ingelheim, which Parker says, was particularly excited about the 

compound’s magnitude of treatment effect as well as the nature of the repair of abnormal blood vessels in the retina 

using a novel mechanism compared to others approved or in the clinic. Optimizing SZN-413 through the worldwide 

partnership also provides external validation of Wnt pathway activation and SWAP technology. Following a joint 

research period, BI will assume worldwide development and commercial responsibilities for the program in eye 

disease. The deal involves $12.5 million up front (received during Q4 2022) as well as clinical, regulatory, and 

commercial milestones of up to $586.5 million, plus mid-single digit to low-double digit royalties on commercial sales.  

 

Parker closed with a review of another research program focused on local intravitreal administration to treat diseases 

with characteristics of autoimmune disease, including Sjogren’s and age-associated conditions, involving severe dry 

eye that attacks the lacrimal gland, an epithelial tissue. In not-yet not published data, Surrozen established a mouse 

model of lacrimal injury that showed the injection of an undisclosed SWAP molecule into the lacrimal gland increased 
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tear production to normal within a couple of days. This represents encouraging news for Sjogren’s patients. He said 

that while the company is focused on advancing clinical candidates, it has a breadth of other opportunities.  

TELA Bio (TELA) 

Tony Koblish, CEO of TELA Bio [TELA], opened his presentation by underlining the company's objective to develop 

and market a new category of tissue-reinforcing materials specifically tailored to solve unmet needs in soft tissue 

repair. Their OviTex products have an estimated $2.2bn US market opportunity, capitalizing on the plastic 

reconstructive surgery, hernia, and abdominal wall reconstruction markets. In this way, the company seeks to exploit 

the paradigm shift away from complication-risky permanent synthetic mesh and biologic materials towards 

biosynthetic resorbable and reinforced tissue matrixes.  

 

The OviTex hernia market presents a $1.5bn opportunity alone, in surgeries such as complex, moderate 

ventral/abdominal wall reconstruction and hiatal hernia repairs, based on annual procedure numbers. Clinical trial data 

from the company’s BRAVO ventral hernia study was compared against the current standard of care and showed a 

prevention recurrence rate more than 10-fold versus other competitors. TELA Bio has positioned itself to be one of 

the frontrunners in the robotic hernia surgery scene, which is currently expanding (from 1% in 2013 to 21% in 2021), 

with approximately 40% of their product currently used in robotic procedures and 20% laparoscopically.  

 

Koblish briefly touched on their newly released NIVIS Fibrillar Collagen Pack to address moderately to heavily 

exudating wounds and to control minor bleeding. This novel product will be key in diversifying their soft tissue repair 

solutions, which currently solely rely on the OviTex portfolio. The NIVIS Collagen Pack is intended to be a less costly, 

more pliable, and more convenient option for surgeons, capable of being applied as a putty or gel depending on the 

wound. In addition to this, TELA Bio has assured their plans for portfolio expansion in the next 24 to 36 months, based 

on their intellectual property and patents around matrix reinforcement and different polymer fiber materials.  
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