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e State of RWE event webpage.

e State of RWE event agenda.

o The Duke-Margolis Institute for Health Policy 2023-2027 Strategy to Advance Real-World
Evidence Policy shaped this year’s State of RWE session topics.

Session 1: Fireside Chat on Emerging Opportunities for RWE Impact
Moderator: Mark McClellan, Duke-Margolis Institute for Health Policy

Discussants:

e Robert Califf, Duke University
e Steven Farmer, ABIG Health
e Hilary Marston, Marston Health

Session Takeaways:

e CMS and HHS are working to standardize data, address quality issues, and improve care to:
o Meet the need for efficient and timely coverage policies.
o Improve chronic disease data from clinical settings.

Opportunities remain to leverage real-world data (RWD) to inform CMS' coverage with evidence
development program.

e Transparency, pre-specification, and consistent data formats across sites are important
considerations for RWE studies.

The growing digital health ecosystem can increase patient data availability through Al, devices,
and apps but must be balanced with quality assurances.

Speakers discussed Dr. Califf and coauthors’ new piece “The Promise of Real-World Data for

Research — What Are We Missing?”. Policy priorities outlined in the article include:



https://healthpolicy.duke.edu/events/state-real-world-evidence-policy-2025
https://healthpolicy.duke.edu/sites/default/files/2025-07/Final%20Agenda_2025%20State%20of%20RWE%20Policy.pdf
https://healthpolicy.duke.edu/sites/default/files/2025-08/Margolis%20RWE%20Collab%20Advisory%20Strat%20Plan%20Aug%202025.pdf
https://healthpolicy.duke.edu/sites/default/files/2025-08/Margolis%20RWE%20Collab%20Advisory%20Strat%20Plan%20Aug%202025.pdf
https://www.nejm.org/doi/pdf/10.1056/NEJMp2416479
https://www.nejm.org/doi/pdf/10.1056/NEJMp2416479
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o Create incentives for health care organizations and clinicians and increase investment in

artificial intelligence (Al) and large language models (LLMs) to improve point-of-care
data collection.

o Expand TEFCA to include research purposes, a national claims data base, an updated
National Death Index, and the use of data curation companies and professional
registries as linkage hubs to enable access to longitudinal, whole person data.

o Improve regulatory practices through staff training on RWE programs, use of Al to
streamline the review process, and adaptable ethical oversight and informed consent
processes.

Session 2: Cultivating the Integration of Research into Care
Moderator: Brian Canter, Duke-Margolis Institute for Health Policy

Panelists:

Jennifer Goldsack, Digital Medicine Society

lvy Altomare, Flatiron Health

Amy Abernethy, Highlander Health, Inc.
Michael Mack, Baylor Scott & White Health
Heather Stone, U.S. Food and Drug Administration

Session Takeaways:

e Relevant data collection increasingly occurs outside of the clinical setting (coined as "digital
exhaust").
e There is the untapped expertise within and across health care institutions and care providers
with potential to support the integration and navigation of research into routine care.
o Current challenges to integrating research into care include:
= Varied levels of controls, permissions, and data quality across data sources can
lead to data mosaicism.
= Trial sponsors, investigators, registries, and EHR vendors need collaborative
standards to navigate current challenges with varied data assurance
procedures.
o Current opportunities to integrating research into care include:
= Increased patient population engagement (e.g., rare disease and rural
populations), which can inform more representative datasets.
= |ncreased access to patient-reported data can allow clinical measures to
become more relevant to daily quality-of-life outcomes beyond the clinical
setting.
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= LLMs and Al can help curate variables from unstructured data; however, both
are limited by time and resource constraints.

Session 3: Progress on RWE to Support Reasonable and Necessary Coverage
Moderator: Rachele Hendricks-Sturrup, Duke-Margolis Institute for Health Policy
Panelists:

e Ashley Jaksa, Aetion, a Datavant company

e Shirley Wang, Harvard University and Brigham and Women'’s Hospital
e Cate Lockhart, Academy of Managed Care Pharmacy

e Kate Davidson, Center for Medicare and Medicaid Innovation

Session Takeaways:

e Barriers to payer use of RWE include:
o Uncertainty whether RWE evidence exists for CMS decision-making.
o A communication gap between RWE producers and payers.
o Lack of standards for a US specific audience, especially given the fragmented, private-
public health care system in the US.
o Alack of guidance and framework implementation, despite numerous published
theoretical frameworks and guidance documents.
e Considerations for harmonization include:
o Structured tools like HARPER can streamline the process of reviewing RWE and enable
easier harmonization.
o Harmonization of evidence standards can facilitate quicker payer assessments and
RWE-informed payer decisions.

Session 4: Shaping the International RWE Regulatory Policy Landscape
Moderator: Valerie J. Parker, Duke-Margolis Institute for Health Policy
Panelists:

e Chiho Suzuki, Pharmaceuticals and Medical Devices Agency

e Daniel Rosenberg, Johnson and Johnson Innovative Medicine
e Gracy Crane, F. Hoffman-La Roche AG

e Jingyu (Julia) Luan, AstraZeneca plc
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Session Takeaways:

e Recently, regulators globally have shifted from a series of isolated frameworks to more tangible
granular guidance documents with specific guidance emerging among each regulator (e.g.,
external controls).

e Panelists discussed best practices to transform isolated frameworks and guidance documents
into a cohesive holistic framework that considers multiple global jurisdictions and guides
industry compliance with distinct regulations.

e Al is useful for RWD generation but relevant and specific regulatory guidance across
international regulators is most helpful.

o Greater transparency, credibility, and trust in Al is needed prior to global
implementation.

e The future is bright for the international harmonization of RWE standards:

o Many "bright spots" across organizations including the International Council for
Harmonization of Technical Requirements for Pharmaceuticals for Human Use (ICH), the
International Society for Pharmaceutical Engineering (ISPE), open-source communities
like Odyssey, and across private-public partnerships like the Institute for Healthcare
Improvement.

Session 5: Sharing Lessons Learned to Date on RWE to Support Regulatory Decision-Making
Moderator: Rachele Hendricks-Sturrup, Duke-Margolis Institute for Health Policy
Panelists:

e Heather Rubino, Pfizer, Inc.
e Christopher Kim, Amgen, Inc.
e Anne-Marie Meyer, Independent Advisor

Session Takeaways:

e Use cases presented include:
o Two post-market studies that resulted in label changes based on chart reviews and
cohort analyses.
o An externally controlled trial that used RWD to fulfill FDA and EMA pediatric study
commitments encountered challenges when matching RWD to CDISC.
o An Al company’s "defensive" system that used unstructured and structured RWD to
reconstruct patient trajectories, flag gaps in data, and tag source evidence.
e Guidance documents reflect past safety and surveillance use, rather than current standards,
effectiveness, or value-based use cases.
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o Asthe regulatory and treatment landscape is expected to consistently change or evolve,

agility in study design is required.
o Global regulators and agencies should avoid over harmonization that risks creating a “data
monoculture” and assumptions of extensively implemented data quality frameworks.

o Large over-arching data exchanges (e.g., TEFCA) are helpful but individual study sites
often use bespoke data standards that lead to downstream problems when they are
aggregated into large datasets.

e Patient-powered pathways to RWE generation should remain front and center when aligning
regulatory RWE standards and guidance for industry along best practices in patient care.



