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“Science in pursuit of fundamental 
knowledge about the nature and 
behavior of living systems
and the application of that 
knowledge to extend healthy life 
and reduce the burdens of illness 
and disability.”

...

NIH: Steward of Medical and Behavioral 
Research for the Nation



Partnerships for Public Health

§Biobanks
§Biomarkers
§Drug development

Opportunities
and

Barriers



Disease-Specific Cohort Studies
Important for defining disease risk

Mammography  Study

Prostate, Lung, Colorectal, 
and Ovarian Cancer Trial 

(PLCO)

Osteoporotic Fractures in 
Men (MrOS)

Age-Related Eye-
Disease Study

Northern Manhattan 
Stroke Study



Large Ongoing Cohort Studies

UK Biobank

United States:

• Kaiser Permanente Research 
Program on Genes, 
Environment, and Health

• Marshfield Clinic 
Personalized Medicine 
Research Project

• American Cancer Society 
Cancer Prevention Study 

• National Children’s Study 

• CDC NHANES

• Vanderbilt BioVU

• Veterans Affairs Genomic 
Medicine Program

• Prostate, Lung, Colorectal 
and Ovarian Screening Trial 

Sweden’s LifeGene
Canada’s Partnership for 

Tomorrow

European 
Investigation into 

Cancer and Nutrition 
(EPIC)

And many more!

*
*

*
* **

**

• What have we learned?

• Can they be leveraged?

• How can we partner?



New Tools Are Available 

$1000 Genome

Robotics and High-
Throughput Processing

Computerized 
Questionnaires 
and Electronic 

Medical 
Records

Large BiobanksMobile 
Technologies



Recruitment 
and Consent

Questionnaire 
and Physical 
Assessment  

Biorepository

Follow-up 

Data Access for 
Research Partners

Lots of PLANNING!

Components of Large Cohort Studies



Biobanks/ Large Cohort Studies

Opportunities:
Large scale efforts to look at risk and exposures prospectively
Repository can be mined in new ways as technology develops
Sampling of representative population

Barriers:
Costs
Consents for sharing
Standardization
Limitations of sampling



The FNIH 
Biomarkers 
Consortium



The FNIH Biomarkers Consortium

Steering Committees: 
Neuroscience, Cancer, Metabolic, Immunology

Goals:
Biomarkers for diagnosis (ADNI), treatment (I-
SPY2), surrogate markers (FDG-PET for Ca)

Funding: 
Industry + NIH



Opportunities:
Shared resources (pt samples, reagents)
Funding
FDA qualification

Barriers:
Culture clash
Discovery vs development
Industry representation
Process heavy
Stage of the science

The FNIH Biomarkers Consortium



Partnerships for Public Health

§Biobanks
§Biomarkers
§Drug development

Opportunities
and

Barriers



Few Drugs in the Pipeline



• Who? Astra Zeneca, GSK leaving CNS in 
2010.  Lilly and Sanofi Aventis?

• Who? Biotech reduced due to reduced VC 
investment.

• Who? Analysis of pipeline reveals few novel 
ideas or molecular entities.

Drug Development: Who and How?

• Who?  Cures Acceleration Network 
authorized in Health Care Reform



Patient Protection and Affordable Care Act



The Cures Acceleration Network (CAN)
• Goal: dramatically advance development of new 

treatments and cures for debilitating and life-
threatening diseases by reducing barriers 
between laboratory discoveries and clinical trials

• Authorized budget for FY 2010: $500M
• Will provide flexible funding mechanisms

– Grant Awards: up to $15M per award; potential 
additional funding in subsequent years

– Partnership Awards: up to $15M, requiring 
matching funds ($1 for every $3 awarded by NIH)

– Flexible Research Awards: DARPA-like 
research authority



Disease Target 
ID

Assay 
Dev. HTS

Probe 
to 

Lead 

Pre-
Clinical

FDA 
IND Ph. I Ph. II Ph. III FDA 

Review

NIH Clinical Center,CTSAs
NIH Molecular 

Libraries 
Initiative

New NIH FDA Partnerships

CAN provides a framework for integration
And for process engineering 

Cures Acceleration Network



Nature Drug Disc 2010



Opportunities:
Catalyzing discovery – empowering academia
Repurposing of compounds
Re-engineering

Barriers:
Absence of expertise in academia/NIH
Costs
Premature intellectual property
Creating hand-offs
COI

Partnerships for Drug Discovery

Ghost writing
Biased reporting
Driving health care 
inflation
Marketing (influencing 
practice)



Partnerships for Public Health

§Biobanks
§Biomarkers
§Drug development

Standardization

Integration

Sharing

GOOD PROCESS WILL NEVER 
SUBSTITUTE FOR GOOD PEOPLE OR 
GOOD SCIENCE – Steven Paul, Nature Drug Dev, 2010



The Biomarkers Consortium GovernanceThe Biomarkers Consortium Governance

The Biomarkers Consortium 
Executive Committee

[NIH / FDA / CMS / industry / 
general public / FNIH (non-voting)]

Cancer Steering 
Committee

Metabolic 
Disorders 
Steering 

Committee

Neuroscience 
Steering 

Committee

Other disease-
or scientific-
area Steering 
Committee*

Project 
Team 1

Project 
Team 2

Project 
Team 3

Project 
Team 5

Project 
Team 4

Project 
Team 6

* Steering Committees that may be established include those for cardiovascular 
and pulmonary disease and inflammatory, immunity, and infectious disease



Initial Approved Project ConceptsInitial Approved Project Concepts
CancerCancer
nn FDGFDG--PET Lung and Lymphoma Projects PET Lung and Lymphoma Projects (approved for (approved for 

execution by the Executive Committee)execution by the Executive Committee)

Metabolic DisordersMetabolic Disorders
nn Diabetes and PreDiabetes and Pre--Diabetes Biomarker ProjectDiabetes Biomarker Project
nn Evaluate the Utility of Adiponectin as a Biomarker Predictive Evaluate the Utility of Adiponectin as a Biomarker Predictive 

of Glycemic Efficacy by Pooling Existing Clinical Trial Data of Glycemic Efficacy by Pooling Existing Clinical Trial Data 
from Previously Conducted Studiesfrom Previously Conducted Studies

NeuroscienceNeuroscience
nn Whole Genome Association in Major Depressive Disorder: Whole Genome Association in Major Depressive Disorder: 

Identifying Genomic Biomarkers for Treatment ResponseIdentifying Genomic Biomarkers for Treatment Response
nn The NIH Intramural Program as a Generator and Incubator The NIH Intramural Program as a Generator and Incubator 

for PET Radiopharmaceutical Developmentfor PET Radiopharmaceutical Development


