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In age cohorts where substantial differences in response are expected, please 
discuss trial design considerations and any drug class specific considerations: 

a. What are potential objective parameters that can be used as a primary efficacy measures? 
b. What are considerations about the treatment effect on the endpoint in order to design the 

trial?
c. What are some strategies to derive the dosing in this age group?
d. What are the considerations for safety assessment including sample size and duration of 

study? 
e. What are some considerations for including or not including a control/comparator group?
f. What are specific considerations for premature neonates, if any?


