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Migalastat (GR181413A) hydrochloride #&—F G 2RI 56 G+ PE[1)  a -galactosidase A il 7], *F A

Description
a-Gal A 7 IC50 {5 0.04 nM.
IC50 & Target IC50: 0.04 1M (human a -Gal A)[1]; Ki: 0.04 M (human a -Gal A)[1]
Migalastat hydrochloride (GR181413A) X} N B & a-Gal A ff] IC50 #1 Ki fH¥ N 0.04 u
M[1].
Cell Viability Assay[4]
In Vitro Cell Line: EHK cells mutated a-Gal A

Concentration: 10 uM

Incubation Time: 9 days

Result: Reduced Gb3 accumulation and lysosome volume.

Migalastat hydrochloride (GR181413A) X} Ni& M & a-Gal A ) IC50 F1 Ki {H¥)y 0.04 n
M[1].

Animal Model: Male nontransgenic (Non-Tg) C57BL/6 mice; transgenic mice
expressing human mutant R301Q a-Gal A (TgM), a-Gal A knockout
mice (KO), mice express human R301Q a-Gal A in a null background

In Vivo
(TgM/KO)[2]

Dosage: 3 mg/kg

Administration: Oral gavage; every day for 4 weeks

Result: Reduced Globotriaosylceramide (Gb3) storage remarkably in kidney of
mice.

HHp ST
Solvent&Solubility H20 F¥EE :>200 mg/mL (1001.85 mM)

* ">" means soluble, but saturation unknown

Solvent Mass
1mg 5mg 10 mg
Concentration

Preparing 1 mM 5.0093 mL 25.0463 mL 50.0927 mL
Stock Solutions 5mM 1.0019 mL 5.0093 mL 10.0185 mL
10 mM 0.5009 mL 2.5046 mL 5.0093 mL
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Solubility: 100 mg/mL (500.93 mM); &AW, 875 BhE
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ALIEVEF RE 1mg 5mg 10 mg 25 mg
BRI
wE
1 mM 5.0093 mL 25.0463 mL 50.0927 mL 125.2317 mL
5 mM 1.0019 mL 5.0093 mL 10.0185 mL 25.0463 mL
10 mM 0.5009 mL 2.5046 mL 5.0093 mL 12.5232 mL
15 mM 0.3340 mL 1.6698 mL 3.3395 mL 8.3488 mL
20 mM 0.2505 mL 1.2523 mL 2.5046 mL 6.2616 mL
25 mM 0.2004 mL 1.0019 mL 2.0037 mL 5.0093 mL
H20
30 mM 0.1670 mL 0.8349 mL 1.6698 mL 4.1744 mL
40 mM 0.1252 mL 0.6262 mL 1.2523 mL 3.1308 mL
50 mM 0.1002 mL 0.5009 mL 1.0019 mL 2.5046 mL
60 mM 0.0835 mL 0.4174 mL 0.8349 mL 2.0872 mL
80 mM 0.0626 mL 0.3131 mL 0.6262 mL 1.5654 mL
100 mM 0.0501 mL 0.2505 mL 0.5009 mL 1.2523 mL

ks MEIERARIE N ERWL WRREE TS, A 0.22 pm AYRE R 8RR 1H 5 fEH -
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