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Therapeutics for Rare & Neglected Diseases at NCATS:

Case Studies and Lessons Learned
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The Therapeutics for Rare and Neglected Diseases (TRND) program at the
National Center for Advancing Translational Sciences (NCATS) is a unique
NIH initiative that supports pre-clinical development for small molecules
and hiologics. TRND provides comprehensive drug development resources,
including extensive in-house scientific and management expertise, to
advance projects to IND applications. TRND is unique within NIH in that it is
not a traditional grant support mechanism. TRND resides within the
intramural research program at NCATS, and as such, external collaborators
do not receive direct grant support. Instead, TRND creates collaborative
research and development partnerships with academic and industry
scientists to advance new therapeutic candidates to clinical testing. TRND
collaborators provide deep disease-area expertise and key pre-clinical
starting points, complemented by the in-house drug development, project
management, and translational expertise of the TRND program scientists.
TRND scientists have extensive experience in the pharmaceutical industry,
and are able to identify and rapidly address preclinical and regulatory
issues to move molecules efficiently to the clinic. TRND supports therapeu-
tic development across the spectrum of rare/orphan diseases and
otherwise neglected conditions, in keeping with the crosscutting mission of
NCATS. Case studies and lessons learned in these academic-govern-
ment-private partnerships will be discussed.
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