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Update on success of law that encourages studies of off-patent drugs in 
children 
by from the National Institutes of Health, National Institute of Child Health and Human Development, and the Food and Drug 
Administration's Office of Pediatric Therapeutics and the Center for Drug Evaluation and Research, Division of Pediatric and 
Maternal Health 

In 2002, Congress passed the Best Pharmaceuticals for Children Act (BPCA), which includes provisions for the 
National Institutes of Health (NIH) to study and improve the labeling of off-patent therapeutics for use in children. 

Since then, over 8,000 children have been enrolled in 40 clinical trials at over 200 pediatric sites, resulting in 11 
label changes (see table). 

The trials were sponsored by the Eunice Kennedy Shriver National Institute of Child Health and Human 
Development (NICHD), which established the BPCA Clinical Program to respond to the congressional mandate. 
The program's objectives are to 

• identify and prioritize off-patent drugs to be studied (see resources); 

• sponsor clinical trials; 

• submit data to the Food and Drug Administration (FDA) in response to a Written Request (if issued); 

and 

• make the study data publicly available on the NIH Data and Specimen Hub.  

The FDA has 180 days to evaluate the study data submitted by the NIH and negotiate the appropriate labeling 
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changes with drug companies. Under BPCA, the FDA can require drug companies to update their labeling 
based on the NICHD-sponsored trials. 

To ensure the program's success, the NICHD also supports an infrastructure that includes a logistics support 
contract, a training program in pediatric pharmacology, research centers in developmental pharmacology, the 
BPCA Data Coordinating Center and the Pediatric Trials Network. 

Resources 

Best Pharmaceuticals for Children Act (BPCA) Priority List of Needs in Pediatric Therapeutics for 2018-'19 

BPCA accomplishments 

National Institutes of Health Data and Specimen Hub 

Pediatric Trials Network 

Additional FDA Update columns 
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