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Improving compliance with EMA and FDA pediatric regulations by improving the efficiency of 
pediatric drug development

While the list of unmet needs in child-appropriate drugs remains long, so does the list of R&D challenges, including 
recruitment of patients, availability of experienced investigators, high development costs, and increasingly complex 

regulatory requirements. Prioritization of where to place resources is needed to help pediatric drug devel¬opers comply with 
regulations and set up frameworks for efficient pediatric drug R&D. In this presentation, we will discuss the hierarchy of 
clinical trial data and how to ascertain the efficiency of each step and arrive at estimates for the numbers of assessments, 
exposures, participants, etc. Pediatric drug development typically necessitates accessing dozens of sites in multiple countries 
just for a single study, which entails managing inevitable logistical issues, both planned and unplanned, while having to 
complete trials in a short time frame with long term follow-up. Responding to these challenges can be accomplished through 
a stakeholders’ working group of drug developers, patient advocacy organizations, academic partners, and regulatory agencies 
that can establish priorities and deliv-erables, while enhancing close cooperation and responsive communication. Also critical 
is the recognition that because of complications ranging from age-based variability in dosage forms to formulation stability, 
oral dosage forms can be challenging but globally placed pediatric-specific formulation developers are addressing the strong 
interest in developing alternatives to injectables. 
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