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[/ 4] Analysis of the Effects of Bone Marrow Transplantation (BMT) in 124
Patients with X-linked Adrenoleukodystrophy (X-ALD): The World Experience

[ #H)KX%: Charles Peters, M.D.
7T/%: Univ. of Minnesota & International Storage Discase Collaborative

Study Group

[#&)
The complete world wide experience with BMT for cerebral X-ALD performed at 43

BMT centers from July, 1981 through January, 1999 includes 124 cases. The Univ. of
Minnesota has transplanted 30 of these patients. The childhood onset cerebral X-ALD
leads to a vegetative state and death within 3-5 years once clinical symptoms are
detectable. The median age at transplant was 8.6 years (range, 1.9 to 16.1 years).
Baseline neurologic impairment status was known for 88 patients (71% of the entire
cohort). Thirty-six patients (41%) had no impairments;, 38 boys (43%) had impaired
vision; 14 boys (16%) had impaired hearing; 14 boys (16%) had impaired speech; 7
boys (8%) demonstrated isolated gait abormalities; 2 boys (2%) had other
impairments; 32 boys (36%) showed two or more impairments at baseline before
BMT. Baseline Verbal 1Q neuro-psychologic status was known for 94 patients (76%
of the cohdrt), The median Verbal IQ was 93 (range, <47 to >127). Baseline
Performance IQ neuropsychologic status was known for 91 patients (73% of the
cohort). The median Performance IQ was 85 (range, blind to 138). It was noted that
39 patients (43%) demonstrated a significantly éompromised Performance I1Q at
baseline (i.e, <80). The pattern of demyelination on brain MRI scan was known for
90 patients (73% of the cohort); the baseline MRI Severity Score according to Dr.
Daniel Loes was known for 68 patients (55% of this group). Ninety-three percent of
boys had involvement of the parietal-occipital region. The MRI Severity Score ranges

from 0 to 34 (least to most involvement). The range observed in patients was from



