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Advancing Biomarker Use in Regulatory Review: 
Evidence, Engagement, and Ecosystem Opportunities 

July 15, 2026 | 10:00 am – 4:30 pm ET | Convene 

Workshop Agenda 

Workshop Background and Objectives 

Biomarkers and surrogate endpoints can improve the efficiency and success of drug development 
and inform regulatory decision-making, particularly in rare disease contexts where traditional 
clinical endpoints may be delayed, difficult to measure, or infeasible. The accelerated approval 
pathway at the U.S. Food and Drug Administration (FDA) offers an important mechanism for enabling 
earlier patient access to therapies for serious conditions, including by allowing approval based on 
surrogate endpoints or intermediate clinical endpoints that are reasonably likely to predict clinical 
benefit. Although biomarkers have successfully supported individual product submissions, 
stakeholders continue to report uncertainty about what evidence is needed, how biomarker 
evidence should mature over time, when biomarker data may be sufficient for higher-stakes 
regulatory uses, and how FDA reviewers consider prior biomarker experience across disease- and 
product-specific contexts. 

The Duke-Margolis Institute for Health Policy is leading a policy research project on improving how 
biomarkers and surrogate endpoints support FDA decision-making in individual product 
submissions. This research focuses especially on biomarker-supported accelerated approval and 
rare disease contexts; it does not focus on FDA’s formal Biomarker Qualification Program. Based on 
stakeholder interviews and feedback sessions, a literature review, and an expert roundtable, Duke-
Margolis has developed a Preliminary Policy Roadmap organized around four goals: operationalizing 
fit-for-purpose biomarker evidence development, improving transparency and consistency in FDA 
review, making FDA biomarker feedback earlier and more actionable, and building shared 
infrastructure and incentives for biomarker evidence generation and reuse. 

During this public workshop, Duke-Margolis will present the Preliminary Policy Roadmap and solicit 
expert and audience feedback on the feasibility, utility, relevance, and prioritization of its 
recommendations. Workshop discussions will surface additional policy ideas, implementation 
considerations, and areas of consensus or uncertainty to inform a more complete, actionable final 
policy roadmap. 

10:00 AM Welcome 

  Valerie J. Parker, Duke-Margolis Institute for Health Policy  

10:05 AM Preliminary Policy Roadmap Overview 

Presenter: Nicholas R. Harrison, Duke-Margolis Institute for Health Policy 

Duke-Margolis will overview findings from its stakeholder interviews and feedback 
sessions, literature review, and expert roundtable that informed the Preliminary 
Policy Roadmap. The overview will cover the key themes, challenges, and 
opportunities identified within the literature and among stakeholders related to 

https://healthpolicy.duke.edu/
https://healthpolicy.duke.edu/


 

Duke-Margolis Institute for Health Policy | healthpolicy.duke.edu 2 

biomarker development and utilization within regulatory decision-making. The 
overview will also present the purpose, structure, and content of the Preliminary 
Policy Roadmap. 

10:20 AM Biomarker Use Case Presentations 

Two brief use case presentations will ground the workshop in concrete examples of 
biomarker development and regulatory use. Presenters will highlight practical 
challenges and opportunities that arise when biomarker evidence is generated, 
interpreted, and applied to support regulatory decisions in specific disease or 
product-development contexts. 

The use cases will jumpstart discussion of the Preliminary Policy Roadmap by 
surfacing cross-cutting questions about: evidence maturation, assay and 
measurement comparability, prior regulatory experience, stakeholder coordination, 
and opportunities to make biomarker use more predictable, transparent, and 
scalable. 

  Use Case Presentations 
• Nicole Gormley, Gormley Advisory, LLC  
• Sraboni Sarkar, F. Hoffman-La Roche  

10:50 AM Session 1: Operationalizing Fit-for-Purpose Biomarker Evidence Across 

Regulatory Uses  

This session will focus on the Preliminary Policy Roadmap’s recommendations to 
support biomarker evidence maturation as biomarkers move from exploratory or 
supportive uses toward more consequential regulatory roles, including use as 
surrogate endpoints in individual product submissions (Goal 1). Panelists will 
discuss how evidentiary expectations should vary based on a biomarker’s intended 
regulatory use, degree of novelty, context-of-use shift, assay or measurement 
adaptation, and residual uncertainty about clinical relevance. Participants will also 
discuss additional expert and audience input on practical frameworks, evidence-
development archetypes, and implementation challenges, particularly in rare 
disease and accelerated approval contexts. 

Moderator: Rachele Hendricks-Sturrup, Duke-Margolis Institute for Health Policy  

Presentation: Modular Acceptability Framework for Biomarker Development 
Presenter: Pujita Vaidya, Sanofi 
 
Panelists 

• Amanda Klein, Biomarker Solutions, LLC 
• Pujita Vaidya, Sanofi 
• Issam Zineh, U.S. Food and Drug Administration 
• Jad Zoghbi, Biogen Inc., American Association of Pharmaceutical 

Scientists—Translational and Clinical Science Community 

Moderated Discussion and Audience Q&A 
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Discussion Questions 

1. Which Goal 1 recommendations seem most useful, and which seem least 
feasible as currently framed? 

2. Would a dual-axis framework—assay maturity on one axis and regulatory-use 
maturity on the other—help sponsors and FDA separate two important 
questions: “Can we measure this reliably?” and “Can this measurement support 
the proposed regulatory decision?” 

3. What common biomarker development archetypes—such as context-of-use 
expansion, cross-disease translation, disease-stage translation, assay 
adaptation, or rare disease reasonably likely surrogate endpoint development—
would be most useful to define, and what evidence can reasonably transfer 
across each archetype? 

4. How should FDA and sponsors distinguish biomarker evidence that is supportive 
from biomarker evidence that is decision-critical, especially when a biomarker 
contributes to an approval package but is not sufficient as the sole basis for 
approval? 

5. In rare or heterogeneous populations where separate biomarker validation 
studies may be infeasible, what evidence streams can credibly substitute for 
larger-scale validation—and where are the limits? 

6. What implementation product would be most useful: a maturity matrix, 
archetype-specific evidence package guide, disease-area exemplar playbooks, 
structured FDA feedback template, or a combination of these? 

12:05 PM Lunch 

1:20 PM Session 2: Building Shared Infrastructure, Standards, and Incentives for 

Biomarker Evidence 

This session will focus on the Preliminary Policy Roadmap’s recommendations to 
build shared infrastructure, incentives, and evidence-reuse mechanisms that can 
make biomarker development more feasible and scalable across the broader drug 
development ecosystem (Goal 4). Panelists will discuss the role of precompetitive 
organizations, public-private partnerships, sponsors, regulators, patient groups, 
clinicians, and researchers in supporting shared investment models, disease-
community alignment around biomarker priorities, validation infrastructure for 
complex biomarker tools, and data measurement, harmonization, and governance 
approaches for data reuse. Participants will also discuss additional expert and 
audience input on how these ecosystem-oriented recommendations could be 
refined, prioritized, and implemented. 

Moderator: Valerie J. Parker, Duke-Margolis Institute for Health Policy 

Panelists 
• Ramona Belfiore-Oshan, Critical Path Institute 
• Darcy Frear, BridgeBio Pharma 
• Nicole Gormley, Gormley Advisory, LLC 
• Steve Hoffmann, Foundation for the National Institutes of Health 

Moderated Discussion and Audience Q&A 
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Discussion Questions 

1. Which Goal 4 recommendations seem most useful, and which seem least 
feasible as currently framed? 

2. What shared investment models are realistic for reducing first-mover burden, 
particularly when biomarker evidence, assay standards, or analytical methods 
could benefit multiple sponsors but near-term incentives are uneven? 

3. What are the real legal, contracting, consent, privacy, intellectual property, and 
competitive barriers to data and sample reuse, and which of these could be 
addressed through template agreements or earlier protocol and consent 
planning? 

4. What should sponsors, consortia, and patient groups build into protocols, 
consent language, and governance plans at the outset so exploratory biomarker 
samples and data remain reusable after trials conclude? 

5. What concrete actions should begin in the next 12 months so that, within five 
years, multiple disease areas have active collaborations generating reusable 
biomarker evidence? 

2:25 PM Break 

2:35 PM Session 3: Improving Biomarker Review, Transparency, and Engagement 

Across Development 

This session will focus on the Preliminary Policy Roadmap’s recommendations to 
improve the transparency, consistency, and actionability of biomarker-related 
review and engagement across the development lifecycle (Goal 2 and Goal 3). 
Panelists will discuss potential approaches involving FDA, sponsors, assay and 
diagnostic developers, patient communities, and other stakeholders, including 
public-facing case examples and review learnings, clearer communication about 
how biomarker evidence is evaluated, more structured engagement at key 
development milestones, and opportunities for sponsors and collaborators to ask 
more targeted biomarker strategy questions. Participants will also discuss additional 
expert and audience input on practical steps to improve predictability and shared 
understanding while preserving FDA’s ability to make flexible, context-specific 
scientific judgments. 

Moderator: Julie Tierney, Leavitt Partners 

Panelists 
• Jeff Allen, Friends of Cancer Research 
• Allyson Berent, Foundation for Angelman Syndrome Therapeutics 
• Rob Berlin, Vertex Pharmaceuticals Incorporated 

Moderated Discussion and Audience Q&A 

Discussion Questions 

1. Which Goal 2 or Goal 3 recommendations seem most useful, and which seem 
least feasible as currently framed? 

2. What kinds of public-facing review learnings, case examples, or explanatory 
materials would most help sponsors and other stakeholders understand how 
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FDA evaluates biomarker evidence, while preserving FDA’s flexibility to make 
context-specific scientific judgments? 

3. At what development milestones is FDA biomarker feedback most consequential, 
and what information should sponsors bring forward to make that feedback more 
actionable (for example, for endpoint selection, assay readiness, or accelerated 
approval strategy)? 

4. Which biomarker strategy questions can be addressed through existing FDA 
meeting types, and where might more structured or cross-functional 
engagement mechanisms be useful? 

5. Which recommendations to improve biomarker review transparency and 
engagement are most appropriately FDA-led, and which require shared action by 
sponsors, consortia, researchers, patient communities, or other stakeholders? 

3:40 PM Break  

4:00 PM Refining the Roadmap: Priorities and Opportunities for Action 

This session will synthesize key themes, audience feedback, and areas of 
convergence or remaining uncertainty from the workshop discussions. Panelists and 
participants will help identify priority policy ideas and actionable opportunities to 
strengthen the policy roadmap and support more transparent, consistent, and 
feasible biomarker use in regulatory review. 

Moderator: Valerie J. Parker, Duke-Margolis Institute for Health Policy 

Panelists 

• Ramona Belfiore-Oshan, Critical Path Institute 
• Rasika Kalamegham, Genentech Inc. 
• Issam Zineh, U.S. Food and Drug Administration 

Discussion Questions 

1. Across today’s discussions, which two or three policy ideas should Duke-
Margolis elevate as the highest-priority actions for improving biomarker use in 
regulatory review? 

2. For the highest-priority recommendations, what should FDA do, and what should 
sponsors, consortia, patient groups, and academic researchers do? 

3. Where do legal, contracting, data-governance, assay-standardization, or 
resource constraints make a recommendation unrealistic as currently framed, 
and what would make it more practical? 

4. What recommendations are most feasible to begin in the next year, and what 
would count as meaningful progress within five years? 

Closing Remarks 

4:30 PM Adjournment 

Funding Disclosure: This workshop is being convened as part of a policy research project sponsored by 
the Biotechnology Innovation Organization (BIO). 
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