CONCEPT CLEARANCE
REQUEST FOR PROPOSALS (RFP)

Drug Development Services for the National Institutes of Health 

Therapeutics for Rare and Neglected Disease (TRND) Program

Purpose

To acquire laboratory services in support of Therapeutics for Rare and Neglected Disease (TRND) projects.
Background

In May 2009, the National Institutes of Health (NIH) launched the first integrated, drug development pipeline to facilitate the discovery of new treatments for rare and neglected diseases.  TRND is a congressionally mandated program to encourage and speed the development of new drugs for rare and neglected diseases. The federal budget for fiscal 2010 dedicated $24 million to this program.  

The goal of the TRND program is to bridge the gap in resources (expertise and experimental) that often exists between the basic research discovery and the testing of new drugs in humans.  Typically, drug development begins when researchers study the underlying cause of a disease and discover a new molecular target or a chemical that may have a therapeutic effect.  Too often, the process gets stuck at the point of discovery because few researchers can conduct all the types of studies needed to move an observation or discovery into a compound that can be tested in humans.  Substantial preclinical work begins with efforts to optimize the chemistry of the potential drug. This involves an iterative series of chemical modifications and tests in progressively more complex systems (cells to animal models) in order to understand the safety, efficacy, pharmacology, formulation, and manufacturing of a potential drug.  Only if these stages are successful can a potential treatment move to clinical trials in patients. TRND will strive to move candidate compounds forward in the drug development pipeline until they meet Food and Drug Administration (FDA) requirements for an Investigational New Drug (IND) application. Once an IND is generated, it is expected that the candidate will enter human testing and other aspects of clinical development through the efforts of other organizations, although there may be situations in which TRND starts or remains involved in human studies.

TRND is focusing its drug development efforts in rare and neglected diseases.  Of the approximately 7,000 human diseases, fewer than 300 are of interest to the biopharmaceutical industry, due to limited biological targets and/or limited commercial potential.  Rare and neglected diseases constitute drug development areas where private companies seldom pursue new therapies.  
The drug development process is complicated and expensive. Studies suggest that it currently takes more than a dozen years and hundreds of millions of dollars to take a potential drug from discovery to the marketplace.  And the failure rate is high.  In addition to the development of new candidate drugs for rare and neglected diseases, the TRND program will seek to advance the entire field of drug development by encouraging scientific and technological innovations aimed at improving success rates in the crucial pre-clinical stage of development.
The TRND program is an NIH Intramural activity, housed in the NIH Center for Translational Therapeutics (NCTT).  NCTT, through TRND, will establish collaborations with biomedical researchers to develop, enable, and implement a drug discovery program, from Hit Validation through IND application.  
TRND is currently conducting pilot projects in both rare and neglected diseases, with the goal of conducting full projects beginning in the spring of 2011.
Objectives
Laboratory facilities are under construction for NCTT/TRND.  It is anticipated that these facilities will be complete in late 2012.  Until that time, in order to meet the mission of this congressionally mandated program, the laboratory work will be outsourced through this contract (and others).

Statement of Work

NCTT will seek to acquire a contractor to provide pre-clinical drug development services.  This may include:  

a) Optimize the chemical structure of promising drug compounds to maximize their activity and minimize their toxicities
b) Conduct Investigational New Drug (IND)-enabling studies
c) Conduct Chemistry Manufacturing and Controls (CMC) development
d) Design and validate assays and processes

e) Provide regulatory strategy and assemble materials for pre-IND and IND submissions
f) Provide Quality Assurance and Quality Control information for all studies.
Mechanism of Support

NCTT will use the contract mechanism to obtain laboratory services for the TRND program.  All laboratory work will be directed by NCTT staff.
Funds Available

NCTT anticipates awarding one or more contracts to acquire these laboratory services.  The anticipated funding for this acquisition is $6M per year for two years, subject to the appropriated funds from Congress. 
� Rare diseases have a prevalence in the population of less than 200,000.  Neglected diseases include both prevalent diseases of developing countries and under-targeted diseases of developed countries. �HYPERLINK "http://rarediseases.info.nih.gov/files/Neglected_Diseases_FAQs.pdf"�http://rarediseases.info.nih.gov/files/Neglected_Diseases_FAQs.pdf�
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