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The interest of the Prigione group is to develop iPSC-driven approaches for disease modeling 
and drug discovery of rare incurable neurological and neurodevelopmental disorders affecting 
mitochondrial metabolism. A specific focus is on Leigh syndrome, which is the most severe 
mitochondrial disease affecting children. Using neurons and brain organoids from patients 
with Leigh syndrome, they are dissecting the neuronal-specific disease mechanisms in order 
to identify targets on interventions. The lab applies genome editing technologies to nuclear 
and mitochondrial genome to develop engineered disease models. They employ the models 
to perform compound screenings using high-content imaging approaches. A reporposable 
drug identified by the Prigione group following this iPSC-based approach has recently 
received the designation of Orphan Drug label from the European Medicines Agency (EMA) 
for the treatment of Leigh syndrome, and for this a clinical trial is now under development.  
 


