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Table 1. Patient Characteristics
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Pt No. Sex/Age Diagnosis Pre-transplantation Clinical Findings

1 M/15y9m Hunter synd short stature, skeletal deformity, hepatomegaly, cobble-stone skin
thick tongue, hearing impairment

2 M/3ylm  Hunter synd short stature, skeletal deformity, hepatomegaly, cobble-stone skin
thick tongue, developmental delay

3 M/2y9m  Hunter synd short stature, skeletal deformity, hepatomegaly, cobble-stone skin
thick tongue, developmental delay

4 M/13y Galactosialidosis®  tremor, gait disturbance

5 F/2y9m MLD? neurodevelopmental deterioration

6 M/6ylm ALD blindness, hearing impairment

*juvenile/adult type, 'late infantile type
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kg/day d-9~d-6, cyclophophamide 50 mg/kg/day
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FHAEE 0.83-10.72%10%/kg g tH Table 2).
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Table 2. Hematopoietic Stem Cell Transplantation
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Pt No. Donor HLA Cell Conditioning GVHD Infused Infused
Disparity Source Regimen Prophylaxis NC CD34 +cells

x10%/kg x10%kg

1 sibling matched BM BuCy CSA 7.01 5.80

2 sibling matched BM BuCy CSA 6.83 1.81

3 sibling matched BM BuCy CSA 3.58 10.72

4 mother ~ haploidentical” PB BuCy CSA =" 2.92

5 sibling  matched" BM Bucy CSA 481 438

6 sibling matched BM BuCy CSA 2.40 0.88

"T lymphocyte depleted haploidentical peripheral blood stem cell transplantation was done. TSibling is carrier.
BM : bone marrow, PB: mobilized peripheral blood, NC : nucleated cells

Table 3. Results of Hematopoietic Stem Cell Transplantation

Pt No. ANC PLT aGVHD cGVHD VOD Chimeric Enzyme Clinical
>500 >50K Status Production Results
1 d 10 d 34 (=) localized (=) Donor Yes improved®
2 d9 d24 Gr 1 (=) mild Donor Yes improved®
3 d9 d 32 (=) ? (=) Donor ? improved®
4 do d 32 (=) (=) (=) Donor Yes stationary
5 d 10 d 23 Gr 1 (=) (=) Donor Yes stationary
6 d 14 ? Grl ? (-) ? ? improved '

"Joint contracture, facial dysmorphism, hearing improved and thick tongue, hepatomegaly disappeared.
Hearing improved and patient can percieve light stimuli.
ANC : absolute neutrophil count, GVHD : graft versus host disease, VOD : veno-occlusive disease
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