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EudraCT study: 2014-001586-27 

Study title: Study of SOM0226 in familial amyloid polyneuropathy (FAP) patients and 

asymptomatic carriers to evaluate protein stabilization activity 

 

STUDY SUMMARY 

 

  

Objective:  TTR stabilization in TTR healthy volunteers and TTR      
  amyloidosis patients and carriers 
   
Subjects:  Healthy volunteers, patients and carriers of TTR amyloidosis 
                  20 subjects: 2 cohorts defined by genotype TTR variant: 
                  - Wild type TTR (healthy volunteers): 5 subjects 

- V30M TTR (FAP patients + asymptomatic carriers): 15 subjects 
  
Dose:   Interventional study in two phases: 
  Phase A:  single dose (200mg) 
  Phase B:  multiple doses (100mg every 4 h; 3 doses) 
 
Endpoints:  1- TTR stabilization (plasma) 
     2- Pharmacodynamics assessment: dose max effect 
 
Study type:  Phase IIa proof of concept study 

Phase A:  

Phase B:  
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SUMMARY OF RESULTS 

The trial was ended prematurely because significant results were reached. 

Results were published at https://doi.org/10.1080/13506129.2019.1597702. 

 


