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Building partnerships for discovery and innovation to improve health.

PURPOSE
Support the mission of the NIH

Advance collaboration with biomedical researchers from 
universities, industry, not-for-profit organizations 

STRUCTURE
501(c)(3) not-for profit foundation created by Congress

Independent Board of Directors with NIH Director and FDA 
Commissioner as ex-officio Board members

HIGHLIGHTS
Raised over $1 billion since 1996

Supported over 500 projects
92 cents of every dollar spent directly funds programs
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The Biomarkers Consortium

■Develops biomarkers and other drug development tools for specific 
applications in accelerating drug development and improving clinical practice

■Addresses a broad range of disease / therapeutic areas

■Generates information useful to inform regulatory decision-making

■Fosters the exchange of knowledge and expertise among industry, academic, 
and government scientists

■Pre-competitive; makes consortium project results and data broadly available 
to the entire scientific community

Founding Partners:  NIH, FDA, PhRMA, BIO, CMS
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Surrogate Endpoint Evidentiary Criteria Framework 
Workshop Organizing Committee

The workshop topics and approach was suggested by:

■ Stacey Adam, FNIH
■ Martha Brumfield, Critical Path Institute
■ Steve Hoffmann, FNIH
■ Reza Kazemi-Tabriz, FDA
■ Gary Kelloff, NCI
■ Laura Jaeger, FDA
■ Chris Leptak, FDA
■ Lisa McShane, NIH
■ Joe Menetski, FNIH
■ John-Michael Sauer, Critical Path Institute
■ Elizabeth Ottinger, NIH
■ Myrlene Staten, NIH
■ John Wagner, Takeda
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Recent context for today’s discussions 
Today’s workshop is one in a series of recent initiatives/discussions on evidentiary standards for biomarker qualification:

■ Evidentiary Considerations for Integration of Biomarkers in Drug Development 
- U. of Maryland CERSI/FDA/Critical Path Institute, August 21-22, 2015

■ Facilitating Biomarker Development and Qualification 
- Brookings Institution, October 27, 2015

■ Collaboratively Building a Foundation for FDA Biomarker Qualification
- National Biomarker Development Alliance, December 14-15 2015 

■ BEST (Biomarkers, EndpointS, and other Tools) Glossary
- FDA/NIH Joint Leadership Council, NLM (V

■ Biomarker Qualification Workshop: Framework for Defining Evidentiary Criteria
- FNIH Biomarkers Consortium/FDA, April 14-15 2016

Additional workshops and workstream efforts have also address specific areas of the biomarker 
development process such as analytical validation (Duke-Margolis/C-Path) and Statistical 
considerations (NCI and others).



■ Workshop will refine a general framework for evidentiary criteria to 
qualify biomarkers for use in drug development
• Specific focus of this workshop is on application to Surrogate Endpoints 

(6 case studies)

■ Enhance clarity, predictability, and harmonization of the biomarker 
qualification process with a standard framework 

■ Improve the quality of BQ submissions to FDA

■ Support FDA in the development of relevant Guidance(s) for 
Evidentiary Criteria in biomarker qualification  

Goals of this Workshop 



Constructing a biomarker road map

Leptak, Menetski, Wagner, et al. 
Sci Transl Med. 9(417), 2017



8

Surrogate Endpoint Case Studies 

The hypothesis represented by the framework will be tested against six specific case studies of 
surrogate endpoints in drug development:

1. LDL in cardiovascular disease – Jim Revkin, Pfizer

2. HDL in cardiovascular disease –Jim Revkin, Pfizer

3. A multicomponent machine learning approach for cardiovascular disease – Steve Williams, Somalogic

4. Minimal residual disease in Multiple Myeloma – Ken Anderson – Dana Farber Cancer Institute

5. Polycystic Kidney Disease, a prognostic marker moving to surrogate endpoint – Arlene Chapman, 
University of Chicago; Steve Broadbent, C-Path

6. Alexander’s Disease, a rare disease of a single gene mutation in GFAP – Adeline Vanderver, Children’s 
Hospital of Philadelphia

Decision Science Presentation:

Reza Kazemi-Tabriz; Sara Eggers, Leila Lackey, Theresa Mullin (FDA)
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Meeting Staff

■ Janelle Lewis, FNIH
■Cheryl Melencio, FNIH

■ Stacey Adam
■ Michael Biarnes
■ Rosa Canet-Aviles
■ Stephanie Cush
■ Steve Hoffmann
■ Emily Morgan
■ Tania Kamphaus

Registration and events management

FNIH Scientific Staff

Meeting Notes
■ IQ Solutions
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