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Host Institution National Institute for Health and Medical Research (Inserm)
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Research Team Muscle cell organization and therapy of dominant centronuclear myopathy
https://recherche-myologie.fr/research/labs/bitoun-lab/

Project Title

Allele-specific silencing therapy for inherited neuromuscular disorders

Project Description

Allele-specific silencing by RNA interference is a therapeutic approach of choice for dominant inherited
diseases. It aims to silence the expression of the mutant allele without affecting the normal allele, making
this approach safe. The team has achieved the proof of concept of this approach for a congenital
myopathy and a neurodevelopmental syndrome and now plans to extend this approach to other rare
genetic diseases still awaiting treatment.

Keywords

Gene therapy, skeletal muscle, rare diseases

Description of the Host Research Lab

Created on January 1, 2014, the Centre of Research in Myology, is a multidisciplinary research center
dedicated to research on muscle and its pathologies. The Centre is a Joint Health Research Unit (UMRS
974) with two governing bodies: Sorbonne Université (SU) and the Institut National de la Santé et de la
Recherche Médicale (INSERM). It also benefits from a privileged partnership with I’Association Institut
de Myologie (AIM). Located in the heart of the Groupe Hospitalier Pitié-Salpétriere and the Faculté de
Santé Sorbonne Université, the Research Center benefits from a privileged scientific and medical
environment. The center’s activities are dedicated to understanding the muscle in its environment and
translating these findings into new concepts to improve the care of patients with muscle diseases.

To submit your application, please fill in the survey at the following link:
https://msca-pf.sorbonne-universite.fr
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