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Introduction

House keeping

Special thanks:the RIOs,

(i.e. Mario & ERIO - llaria,
Cristina, Juliet), Sumit and
you all!

Busy schedule ahead



Why are we here?

“..The overarching objective of our project is the
generation of innovative models of human skeletal
muscle disorders to develop, screen and validate new
neuromuscular gene therapy vectors and genome
editing strategies with high efficacy and selective
tropism coupled with low toxicity and limited

Immunogenicity...”



|||| Target rare diseases

Target diseases of MAGIC are severeincurable muscular dystrophies
and myopathies with childhood onset.

Specifically:
* Duchenne muscular dystrophy (DMD);
: LMNA-related congenital muscular dystrophy(L-CMD)

::1: ¢ COL6-related congenital muscular dystrophies (Ulrich CMD/UCMD)
- X-linked centronuclear/myotubular myopathy (XLCNM/XLMTM)
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Specific Objectives

Build novel, robust, quasi vivo models of human skeletal muscle
pathophysiology

Define measurable, objective, reproducible phenotypic readouts

Engineer new neuromuscular gene therapy vectors with low toxicity & high
efficacy

Develop innovative and clinically relevant neuromuscular genome editing
strategies

Validate gene therapy/editing vectors in quasi vivo le models and in matched
animal models.

Produce new GMP-compatible, preclinically validated viral vectors.
Engage stakeholders’ communities, disseminate and foster knowledge
Exploit project's results
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How?

Virologists & gene therapist

Biotechnologists

Cell & developmental
biologists

Bioengineers

Immunologists

Neuromuscular clinicians

Advocacy groups
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|||| How & When? - 10 WPs over 4 years

Developingnovel  Testing vectors and Preclinical Dissemination,
tissue-specificvectors  gene editorsin immunology and communication

for neuromuscular neuromuscular genotoxicity of newly and knowledge

genetic therapies models developed vectors management Project management
Bioengineeringhuman New gene editing Comparative Bioprocessing and Exploitation and
quasi vivo models of strategies for preclinical advanced pre- Ethics
neuromuscular incurable assessment of clinical translation
diseases neuromuscular models and
disorders

genetic therapies
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