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Abstract
In this project we plan to validate a novel approach to gene correction, which could be used
for chromosomal abnormalities that cannot be treated with standard gene therapy. The Xlinked Duchenne Muscular Dystrophy (DMD), a severe muscle pathology, whose treatment is
still unsatisfactory, will be taken as a paradigmatic example of this novel "chromosome
therapy".
We will apply to DMD patient-derived induced pluripotent stem cells (iPSCs) a chromosome
transplant protocol based on X chromosome transfer via an improved microcell-mediated
chromosome transfer set up in our laboratory and will select diploid clones which have
replaced the endogenous X chromosome with the exogenous one. Corrected iPSCs will be
forced to differentiate toward mature cardiomiocytes by 3D cell culturing.
Main technical approaches
 Experience with iPS cell culture methodology
 Differentiation and basic knowledge of cytogenetic methodologies
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Type of contract
Scholarship of € 21.000 gross per year awarded by Istituto Clinico Humanitas. This sum is
subject to IRPEF income tax and exempt from social security contributions.
Borsa di studio pari a € 21.000 annui lordi erogata da Istituto Clinico Humanitas. Importo
soggetto a tassazione IRPEF ed esente da contribuzione previdenziale.

