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MIGALASTAT ( AS HYDROCHLORIDE ) 123 mg
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Galafold is indicated for long-term treatment of adults and adolescents aged 12 years and older
with a confirmed diagnosis of Fabry disease (a-galactosidase A deficiency) and who have an
amenable mutation.
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4.1 Therapeutic indications

Galafold 123mg is indicated for long-term treatment of adults and adolescents aged 12 +6-years and
older with a confirmed diagnosis of Fabry disease (a-galactosidase A deficiency) and who have an
amenable mutation (see the table in section 5.1).

4.2 Posology and method of administration

[...]
Posology
The recommended dosage regimen inadulis-and-adolescenis16-years-and-older is 123 mg migalastat

(1 capsule) taken once every other day at the same time of day.

[...]
Paediatric population

Adolescents aged =z 12 to < 18 years and weighing = 45 kg

123 mg migalastat (1 capsule) taken once every other day at the same time of the day (see section
5.2).

Children < 12 years

The safety and efficacy of Galafold 123mg in children aged less than 16-12 years have not yet been
established. No data are available.

4.4 Special warnings and precautions for use

[..]

Paediatric population

123 mg migalastat capsules are not for children (= 12 years) weighing less than 45 kg (see section
5.2).

4.8 Undesirable effects

[..]

Adolescent population
The safety assessment in 21 adolescents (12 to < 18 years of age and weighing = 45 kg) is based on
1-year safety data from the open label AT1001-020 trial in which subjects received the same dosage

TrueMed LTD. | 10 Benny Gaon St., Poleg Industrial Park, P.O.Box 8105, South Netanya 4250499, Israel
T:972-9-8780111 | F:972-9-8780333 | www.truemed.co.il


Slonim
Highlight


TrueMed

regimen as adults (see section 5.2). No age-specific differences in adverse reactions were observed
between adolescent and adult subjects. The frequency, type and severity of adverse reactions in
adolescents are expected to be the same as in adults based on these data.

5.1 Pharmacodynamic properties

L.

Paediatric population

In Study AT1001-020, a 1-year, Phase 3b, open-label, uncontrolled, multicenter study, the safety, PK,
pharmacodynamic (PD), and efficacy of migalastat treatment was evaluated in 21 adolescent subjects
(12 to < 18 years of age and weighing = 45 kg) with Fabry disease and who have amenable mutations
of the gene encoding a-galactosidase A (GLA). Subjects were either naive to enzyme replacement
therapy (ERT) or had stopped ERT at least 14 days before screening. The mean number of years since
diagnosis of Fabry disease was 10.2 (£ 4.12) years.

At 1 year, the efficacy results in adolescents on the same dosing regimen as adults were consistent in
renal, cardiac, and pharmacodynamic results as well as responses to patient-reported outcomes. The
overall mean (SD) change from baseline in eGFR was -1.6 (15.4) mL/min/1.73 m? (n=19). The overall
mean (SD) change from baseline for LVMi was -3.9 (13.5) g/m? (n=18). LVMi decreased in 10 subjects
and increased in 8 subjects, but all subjects remained within normal limits at 12 months. Baseline
plasma lyso-Gbs was 12.00 ng/mL and the overall mean (SD) change from baseline in plasma lyso-Gbs
was -0.06 (32.9) (n=19). A reduction in plasma lyso-Gbs from baseline was observed in ERT-naive
subjects (median -2.23 ng/ml, n=9) and levels remained generally stable in ERT-experienced subjects
(median 0.54 ng/ml, n=10). There were no notable changes in patient reported outcomes

5.2 Pharmacokinetic properties
[..]

Paediatric population

The pharmacokinetics of migalastat were characterised in 20 adolescent subjects (12 to < 18 years
and weighing 2 45 kg) with Fabry disease who received the same dosage regimen as adults (123 mg
migalastat capsule every other day) in an open label phase 3b trial (AT1001-020).

Assessment of bioequivalence of exposure was simulated in adolescent subjects (12 to < 18 years)
weighing = 45 kg and receiving migalastat 123 mg once every other day compared to adults receiving
the same dosing regimen. Model derived AUCtau in adolescent subjects (12 to < 18 years) were similar to
adult exposures.

[.]
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