COMPOSITIONS AND METHODS FOR STEM CELL TRANSPLANT

INNOVATION DESCRIPTION:

The present invention provides systems and methods for manufacturing and using gene corrected stem cells for gene therapy.
In particular, herein provided are methods for treating Fanconi anemia in which a subject's stem cells are selected by a
combination of high stringency CD34+ selection and low stringency CD34+ selection, genetically modified using a gene therapy
vector encoding a FANC protein or a gene editing system, and administered to the subject.

APPLICANTS:
> FUNDACION PARA LA INVESTIGACION BIOMEDICA DEL HOSPITAL INFANTIL UNIVERSITARIO NINO JESUS
» ROCKET PHARMACEUTICALS, LTD. CAMBIA A SPACECRAFT SEVEN LLC

IPR STATUS:
International Application: PCT/US2019/027083
Publication: W0O/2019/200167

FURTHER DETAILS: . . El.g
Fundacién para la Investigacion Biomédica del Hospital Infantil Universitario Nifio Jesus () N

Hospital Infantil Un

fibhnjs@salud.madrid.org / TLF: 608 718 339 bl lostis saovecia NIAO JesUs

‘. Hospital Infantil Universitario



