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Adrenoleukodystrophy: effect of bone marrow transplantation in abcdl-deficient
mouse
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X-linked adrenoleukodystrophy patients display cerebral inflammator
demyelination. Although very long chain fatty acids (VLCFA) accumulation is thought to be the main
culprit underlying the pathogenesis, the mechanisms by which the VLCFA causes demyelinating
neurodegeneration have not yet been elucidated. At present, bone marrow transplantation (BMT) is
effective in halting disease progression. In our BMT experiments, the VLCFA plasma level
significantly decreased and donor-derived bone marrow cells (BMDM) were engrafted in the brain as
macrophage-like cells. However, the VLCFA levels in recipient mouse brain was not reduced by BMT. In

the recipient mouse brain, some cholesterol metabolism-related genes were changed by BMT. These

results suggest that BMDMs may interact with resident glial cells or endothelial cells, and thus may
attenuate the cholesterol metabolic abnormality, which in turn suppresses neuroinflammation.
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