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Presentation 1:  Better Novel CNS Target Validation: Reducing 

Wasteful and Minimally Informative Studies 

Bill Potter, NIMH  

• Develop full dose response understanding based on 
RO/PD measures before making late stage investment 

• Be prepared to stop development in absence of such 
data even if there is some early positive clinical data 
which requires some “hand waving” to explain 

• Accept risk of Type 2 Errors reasoning that resources 
saved by not pursuing Type 1 Errors will allow for 
potentially better alternatives   



 Presentation 2:  The patient voice in clinical trial design; an 

experiment 

Jeremy Gilbert, Patients Like Me 

 There are significant downstream economic consequences when patients are 

not well understood 

‒ Patient understanding in advance could avoid mistakes 

‒ Cost typically in the form of protocol amendments and recruiting challenges 

 

 Any successful patient listening tool must operate quickly and seamlessly inside 

the lifecycle of a clinical development program 

 

 While advocacy interviews and focus groups can be helpful, trial designers have 

an unmet need for objective, quantified patient insight 

 

 Protocol assumptions must be unpacked and tested in order for patient voice to 

be most helpful 


