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Why is this article important to you?  
The use of placebo concurrent control (placebo-controlled) is the most rigorous method of evaluating the 
safety and efficacy of investigational treatments. However, the use of a placebo group in pediatric product 
development can be challenging due to ethical considerations and potential differences in placebo 
response rates between adults and children. This study reports the US Food & Drug Administration’s 
experience with placebo response rates in the pediatric population. Products studied under the Best 
Pharmaceuticals for Children Act and the Pediatric Research Equity Act between 2012 - 2020 were 
screened. Study characteristics including study type, primary efficacy endpoint(s), placebo response rates 
for the primary efficacy endpoint(s) and studied age range were collected. A total of 71 drug products 
used a placebo-controlled trial. Of these, 13 products had identical study design and trial characteristics 
including the primary efficacy endpoints between pediatric and adult studies. Fifteen 
products were studied in trials with identical study design but only different primary efficacy endpoints in 
pediatric and adult populations. Ten products had combined adolescent and adult trials with separate 
pediatric trials in younger age groups. In each of these cases, the pediatric placebo response was 
greater, for some trials, and less, for other trials, than the adult placebo response. Learners that complete 
this activity will be able to explain the difference between placebo response for adults and children.  
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Target Audience 
Interprofessional team of Physicians, Pharmacists and PhDs.  
 
Learning Objectives 
After completing this activity, the learner will be able to:  

1. Explain the difference of placebo response between pediatric and adult studies; 
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2. Discuss the possible reasons of difference of placebo response between pediatric and adult 
studies; 
 

3. Provide examples of drug products with placebo-controlled trials in pediatric patients. 
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within thirty (30) days of completing the article, Post-event Self-Assessment and Evaluation. Contact 
CE@ACCP1.org with any questions. 
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