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Fig S1) Drastically lowered Glucosylsphingosine accumulation in hematopoietic tissues
after gene therapy.
Glucosylsphingosine (GlcSph) content was analyzed in bone marrow (BM), spleen and
liver of mice from the Early and Late intervention study. Early intervention study (a-c);
Mock, n=13; LV, n=13; WT, n=8. Late intervention study (d-f); Mock, n=15; LV, n=10; WT,
n=8). Mann-Whitney U-test; *p = ≤ 0.05; **p = ≤ 0.01; ***p = ≤ 0.001; **** = p = ≤
0.0001. Error bars represent mean + SD.
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Fig S2) Representative samples of Gaucher cell infiltration in males of Early
intervention study.
Periodic Acid Schiff staining of BM, spleen, liver and thymus samples from representative
Mock, LV and WT male mice in the Early intervention study. Upper panel of BM, spleen,
liver and thymus samples; black bars in lower left side represents scale bars of 100 µm.
Lower panel of spleen and thymus tissue architecture; black bars in lower left side
represents scale bars of 2.5 mm.
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Fig S3) Representative samples of Gaucher cell infiltration in females of Late
intervention study.
Periodic Acid Schiff staining of BM, spleen, liver and thymus samples from representative
Mock, LV and WT female mice in the Late intervention study. Upper panel of BM, spleen,
liver and thymus samples; black bars in lower left side represents scale bars of 100 µm.
Lower panel of spleen and thymus tissue architecture; black bars in lower left side
represents scale bars of 2.5 mm.
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Fig S4) Representative samples of Gaucher cell infiltration in males of Late intervention
study.
Periodic Acid Schiff staining of BM, spleen, liver and thymus samples from representative
Mock, LV and WT male mice in the Late intervention study. Upper panel of BM, spleen,
liver and thymus samples; black bars in lower left side represents scale bars of 100 µm.
Lower panel of spleen and thymus tissue architecture; black bars in lower left side
represents scale bars of 2.5 mm.
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Fig S5) Micro-CT results from L4 vertebral region in male and female mice of Early and
Late intervention study.
vBMD=volumetric bone mineral density, BMC=bone mineral content, BV=bone volume,
TV=total volume, BV/TV=bone volume density. Early intervention samples in column to
the left. Late intervention samples in column to the right.
Early intervention study males; Mock, n=9; LV, n=8; WT, n=3. Early intervention study
females; Mock, n=4; LV, n=5; WT, n=5. Late intervention study males; Mock, n=8; LV, n=6;
WT, n=4. Late intervention study females; Mock, n=7; LV, n=4; WT, n=4. Mann-Whitney
U-test *p = ≤ 0.05; **p = ≤ 0.01; ***p = ≤ 0.001; **** = p = ≤ 0.0001. Error bars
represent mean ± SD.
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Fig S6) Micro-CT results from femur distal metaphysis region in male and female mice
of Early and Late intervention study.
vBMD=volumetric bone mineral density, BMC=bone mineral content, BV=bone volume,
TV=total volume, BV/TV=bone volume density. Early intervention samples in column to
the left. Late intervention samples in column to the right.
Early intervention study males; Mock, n=9; LV, n=8; WT, n=3. Early intervention study
females; Mock, n=4; LV, n=5; WT, n=5. Late intervention study males; Mock, n=6; LV, n=5;
WT, n=4. Late intervention study females; Mock, n=7; LV, n=3; WT, n=4. Mann-Whitney
U-test *p = ≤ 0.05; **p = ≤ 0.01; ***p = ≤ 0.001; **** = p = ≤ 0.0001. Error bars
represent mean ± SD.



Table S1) Reoccurring insertions closest to individual genes (refseq_genes) between animals
(overlaps) and for the in vitro control (multiple hit counts).


