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PROTOCOL DESIGN
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Figure 3: How to achieve consensus on optimal protocol design.

sponsors to formulate their position and respond 
to points raised, the process can easily take a year. 
It	 is	understandable	why	companies	short-cut	 this	
process	and	rush	to	reach	first-patient-in,	but	many	
will pay the price for this when the trial is complete 
and the company is struggling to do something with 
the results. 

The situation for orphan diseases still needs 
much improvement. High attrition rates, among 
other issues, suggest the current system is far from 
perfect. While there is a need for validated rating 
scales for orphan diseases, there must also be 
recognition of how hard this process is for certain 
diseases. Allowing sponsors to validate a rating 
scale in parallel with a trial would go a long way 
towards improving the process, as would changes by 
regulators to speed up the time it takes to provide 
protocol advice.

Developing a successful trial protocol is 
achievable as long as sponsors are prepared for the 
challenges this process poses, they engage with all the 
interested parties associated with the trial and, above 
all, are prepared to take the time to do it. Achieving 
protocol consensus in an orphan disease is a long and 
lofty challenge, but ultimately it could determine the 
outcome and success of a study. 
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