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Development of New Therapeutics
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Newer Drug Development
Paradigm
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Therapeutics Development at NIH

A 2010 Trans-NIH inventory of activities
relevant to therapeutics development
{e]U[g[ok

— Substantial investments in therapeutics
development research

— Approximately 65% for preclinical research,;
35% clinical research

— 550 activities reported of varying sizes and
areas of emphasis




Creation of the National Center for Advancing
Translational Sciences (NCATS)

To catalyze the development 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




NCATS: Challenges and Opportunities

Deluge of new discoveries of potential
targets

dUnmet therapeutic needs for many
conditions, especially rare and neglected
diseases

Need to view drug development pipeline
as a scientific problem — ripe for
experimentation and process engineering




NCATS WIll:

dFacilitate — not duplicate — the translational
research activities supported and
conducted by the ICs

dComplement — not compete with — the

private sector

JReinforce — not reduce — NIH’s
commitment to basic science research




NCATS Research Programs

1 Components of Molecular Libraries Program

1 Therapeutics for Rare and Neglected
Diseases

1 Office of Rare Diseases Research

8 Rapid Access to Interventional Development
1 Clinical and Translational Science Awards

1 FDA-NIH Regulatory Science

1 Cures Acceleration Network







Selected NIH Translational Research Programs and
Resources

O NCATS — Division of Preclinical Innovation
d Therapeutics for Rare and Neglected Diseases Program
U Bridging Interventional Development Gaps Programs
d Chemical Genomics Center
 Molecular Libraries Program

O NCATS Division of Clinical Innovation
JResearch Match
Research Electronic Data Capture (RED Cap)
dHuman Tissue and Organ Resources for Research
dThe CTSA Pharmaceutical Assets Portal

O NCI
U NCI Experimental Therapeutics (NExT) Program
d Regulatolr:y Assistance Program
dInvestor Forum

O NINDS
LNeuroNEXT




Selected NIH Translational Research Programs and
Resources

ad NIAID

dSmall Business Helping Investigators to Fund the
Translation o SmerPtlflg DISCOV%FIGS

dVaccine Research Center

ad NICHD
dBest Pharmaceuticals for Children Act
dNewborn Screening Translational Research Network

J NHLBI
JCenters for Accelerated Innovation

EIVascular Interventions/Innovations and Therapeutic
Advances

dGene Therapy Resources Program
dProduction Assistance for Cellular Therapeutics




Therapeutics for Rare and Neglected
Diseases (TRND) Program

Goal is to speed development of new drugs for rare and neglected
diseases (Dr. Christopher Austin and Dr. John McKew)

Projects...
— Enter TRND at various stages of development

— Are taken to phase needed for external organization to adopt for
clinical development

— Serve to develop new generally applicable platform technologies,
paradigms

Schistosomiasis, Cryptococcal meningitis

Chronic Lymphocytic Leukemia, Core Binding Factor Leukemia

Niemann-Pick Tespe C, Fragile X, Duchenne Muscular Dystrophy
S

Fibrodysplasia Ossificans Progressiva, Creatine Transporter Defect,
Pulmohnary Alveolar Proteinosis, Neonatal Herpes Simplex Virus, Sickle
Cell Disease, Hereditary Inclusion Body Myopathy




Contact Information

Office of Rare Diseases Research, NIH
Phone: 301-402-4336
E-mail: ORDR@nih.gov
Web Site : http://rarediseases.info.nih.gov/

Genetic and Rare Diseases Information Center
Toll-free: 888-205-2311 TTY: 888-205-3223
E-mail: GARDIinfo@nih.gov
Web site: http://rarediseases.info.nin.gov/IGARD/




Turning Discovery Into Health




