
 
 

 

 

DIA Pediatric Drug Development Webinar Overview:  
 

The creation of modern labels in the 1960s and the wealth of modern highly efficient drugs in adults have 

led to a situation where availability of more pediatric data for these drugs was perceived as necessary by 

pediatricians and regulatory authorities. This resulted in a first US pediatric pharmaceutical legislation in 

1997 and an EU pediatric legislation 10 years later.  

 

Since then, the pharmaceutical industry has been more and more exposed to the specific requirements for 

drug treatment in children and how to develop medicines for children. Initial enthusiasm for the effects of 

pediatric legislation is gradually giving way to a more realistic assessment. Breakthrough therapeutic 

innovations have been developed in several adult and pediatric diseases, including cancer, metabolic 

diseases and cystic fibrosis. However, they were not triggered by pediatric legislation. They were 

facilitated by orphan drug regulation that has helped to draw industry’s attention to rare diseases. Another 

reason for the increased focus on rare diseases is simply that for many adult diseases safe and efficacious 

medicines have been developed over the last decades, which now have gone generic and allow good 

treatment at a low cost.  

 

The US pediatric legislation primarily aims at providing the treating pediatrician and physician with 

additional pediatric data to facilitate treatment of children with appropriate medicines in appropriate 

doses. The US pediatric legislation consists of two laws, of which one is mandatory and requires pediatric 

data if the disease targeted by the respective drug also exists in children. The other one is voluntary and 

rewards further going pediatric research in other indications. Orphan drugs and vaccines are exempt from 

US pediatric legislation.  

 

The EU pediatric legislation is more ambitious. No new drug can be registered in the EU without a 

pediatric investigation plan (PIP) that has been approved by the EMA’s pediatric committee (PDCO). The 

procedure to negotiate a PIP takes almost a year. Also medicines developed predominantly or even only 

for children, including rare diseases and vaccines, need a PIP. The EU Pediatric committee is very 

enthusiastic. Some critical voices question if in some areas it is over-enthusiastic.  

 

Both US and EU legislation have created pressure on drug developers to develop child-adapted 

formulations, pediatric dosing recommendations, and age-appropriate preclinical safety and clinical 

efficacy data as well as a scientific foundation for the doses to be used in children.  

 
This Seven-Part webinar series on Pediatric Drug Development will start with an overview over the 

challenges and historical background of pediatric drug development, then proceed to specific discussion 

of US and EU pediatric legislation, and, in four additional pivotal webinars, discuss technical specificities 

of dosing in children, particular requirements in pediatric clinical trials, the development of pediatric 

formulations, and the need and challenges of juvenile animal studies.  
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