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The pathogenesis of MIRAGE syndrome revealed by model mice using genome editing
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MIRAGE syndrome is characterized by myelodysplasia, infection, restriction
of growth, adrenal hypoplasia, genital phenotype, and enteropathy, caused by mutation in SAMD9. We
generated MIARGE syndrome model mice using genome editing, CRISPR/Cas9 system. In model mice, the
expression of mutant SAMD9 by tamoxifen treatment induced the following phenotypes. 1.shortening in
the life span, 2. poor weight gain in surviving mice, 3. histological abnormalities in thymus,
spleen, ovary, intestine, kidney, pancreas, bone marrow, cerebral cortex, heart, and adrenal.
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