
To: 

Head of Paediatric Medicines 
European Medicines Agency 

Notification of discontinuation of a paediatric development which is covered by an agreed 
PIP Decision 

Actives substances(s): venglustat 

Invented name: 

Latest Decision number(s): 1) P/0505/2020 

Corresponding PIP number(s): 1) EMEA-001716-PIP0S-20 

Date of initial marketing authorisation granted: / 

Date of authorisation of new indication, pharmaceutical form or route of administration: / 

Please note that development of the medicinal product above in the following 

condition(s)/indication(s): 

Treatment of autosomal dominant polycystic kidney disease (ADPKD) 

1:8:1 has been discontinued 

D has been suspended/put on long-term hold (with possible re-start at a later time) 

for the following reason(s): (tick all that apply) 

1:8:1 (possible) lack of efficacy in adults 

D (possible) lack of efficacy in children 

D (possible) unsatisfactory safety profile in adults 

D (possible) unsatisfactory safety profile in children 

D commercial reasons (please specify: 

D manufacturing / quality problems 

D other regulatory action 

D other reason 

(please specify: 

(please specify: 

) (e.g. suspension, revocation of M.A.) 

Please add a brief description (max 2000 characters) of the reason(s) for the discontinuation / 

suspension: 

On 14 May 2021, the Data Monitoring Committee (DMC) reviewed and evaluated the output of the 

futility analysis from the single, pivotal, global registration study EFC15392. Unfortunately, based on 

the prespecified futility criteria, the analysis did not demonstrate that venglustat provided a meaningful 

difference in the primary endpoint (annualized rate of change in Total Kidney Volume). Therefore, the 




