A Novel Stem Cell Therapy for Friedreich’s Ataxia Brunel

A cell and gene therapy strategy with potential relevance to other mitochondrial genetic diseases U[piver(siity
of London

FRDA is a hereditary genetic disease associated with movement and speech problems and reduced life expectancy. This project is developing a
potentially disease-modifying autologous stem cell and gene therapy strategy.
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Therapeutic frataxin is fused to peptides designed to * Friedreich’s ataxia e Uses autologous stem cells, reducing transplant-
enable secretion and cellular uptake. A lentiviral vector ¢ Potential platform relevance to other mitochondrial rejection concerns
is used to engineer haematopoietic stem cells for genetic diseases * Engineered cells are intended to secrete tissue-
transplantation and evaluation in an FRDA mouse e Future clinical translation, subject to successful penetrating frataxin
model. preclinical studies * Strategy aims to restore frataxin function in target cells
Approach

Lentiviral vectors containing a new combination of secretory (SP) and penetrating peptide

(PP1) are used to modify hematopoietic stem and progenitor celis (HSPCs) in order to
EVI D E N C E & D EVE Lo P M E NT STATU S I P & Co M M E RC IA L Ro UTE deliver the defective enzyme to tissues of patients with Friederich's Ataxia (FA)
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