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NIH Funds Scientists Across U.S.
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...and around the globe...
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The Benefits of Biomedical
and Public Health Advances
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Therapeutics Development at NIH

- A 2010 trans-NIH inventory of activities relevant to therapeutics
development found:
Substantial investments in therapeutics development research
Approximately 65% for preclinical research; 35% clinical
research

550 activities reported of varying sizes and areas of emphasis

Distribution of Investment



Valley of Death




The Problem: Development of New Therapeutics is
Slow, Expensive, and Failure-Prone
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New Medicines in Your Medicine Cabinet:

New Molecular Entities Entering Marketplace
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Pursuing Opportunities for Disruptive
Translational Innovation

POLICY www.ScienceTranslationalMedicine.org 6 July 2011 Vol 3 Issue 90 90

Reengineering Translational Science:
The Time Is Right

Francis S. Collins

Despite dramatic advances in the molecular pathogenesis of disease, translation of basic
biomedical research into safe and effective clinical applications remains a slow, expen-
sive, and failure-prone endeavor. To pursue opportunities for disruptive translational
innovation, the U.S. National Institutes of Health (NIH) intends to establish a new entity,
the National Center for Advancing Translational Sciences (NCATS). The mission of NCATS
is to catalyze the generation of innovative methods and technologies that will enhance
the development, testing, and implementation of diagnostics and therapeutics across a
wide range of diseases and conditions. The new center’s activities will complement, and
not compete with, translational research being carried out at NIH and elsewhere in the
public and private sectors.
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NCATS:
Pursuing Opportunities for Disruptive Innovation

Mission:

To catalyze the generation of innovative methods and
technologies that will enhance the development, testing, and

Implementation of diagnostics and therapeutics across a wide
range of human diseases and conditions




Advancing the Science of Translation

- Study the steps in the diagnostics & therapeutics development
pipelines and identify bottlenecks amenable to reengineering

- Experiment with innovative methods to streamline the process

- Evaluate novel methods with compelling therapeutic projects
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Examples of Translational Challenges

Therapeutic target validation
Chemistry

Virtual drug design
Preclinical toxicology
Biomarkers

Efficacy testing

Phase zero clinical trials
Rescuing and repurposing
Clinical trial design
Postmarketing research



Target Validation

Safety & m

Need new methods, approaches, tools, and technologies
to undertake validation in a
more efficient and predictable fashion




GWAS hits for common disease



