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The background of umbilical cord blood transplantation was reviewed as well as the mechanisms by which stem cell transplantation is believed to ameliorate inborn errors of metabolism. These include the engraftment of non-hematopoietic cells, secretion of enzyme from donor cells and uptake by host cells within the brain.  Dr Kurtzberg’s experience extends to over 160 patients with a mean age of 1.61 years (range 0-24 years). 59.5% of the patients are male. 19.4% have been CMV positive.   The diagnoses have included 13 cases of adrenoleukodystrophy, one GM1 gangliosidosis, 5 mucopolysccaridosis  type 2, 50 mucopolysaccharidosis type 1, 36 Krabbe disease and several with other rare disorders. Preparation includes busulfan, cyclophosphamide, and antithymocyte globulin. Graft versus host disease prophylaxis included cyclosporine A and steroids. The patients all receive supportive care.

Early engraftment is associated with higher doses of transplanted cells. The importance of the anti-inflammatory effect of stem cell transplantation in inborn errors of metabolism was discussed. Factors that influence survival include HLA matching, the number of colony forming units (CFUs) transplanted, CD 34 status, total cell dose and the individual’s performance score at the time of transplantation. 

Preliminary data was presented that showed the presence of male donor cells in the brain and choroid plexus of a female who had been transplanted, suggesting that the cells do enter and engraft within the brain. 
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