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HEiEER (EX) Development of novel bone marrow transplantation for treatment of CNS
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WP R OMETE (3230) : To evaluate the contribution of bone marrow (BM) cells to treat
neurological disorders, we examined the effectiveness of BM cells expressing the homeobox
B4 (HoxB4) gene to cure mice with metachromatic leukodystrophy (MLD) through
transplantation. Increased number of donor cells was observed in brains of the MLD mice
transplanted with HoxB4-transduced BM cells (B4MLD) in contrast to those transplanted
with control GFP—transduced BM cells (MIGMLD). Transplantation of BM cells overexpressing
HoxB4 appears to effectively prevent the progression of MLD in this mouse model. These
findings support the idea that hematopoietic stem cells (HSCs) transduced with a HoxB4
expression vector could be useful carriers of therapeutic proteins into the brain for
regeneration of oligodendrocytes to treat such demyelinating disorders as MLD, Krabbe
disease and multiple sclerosis
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