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 ,ʤ/ʣʡʫʰ ʺ/ʧʷʥʸ 

 ,ʤ/ʣʡʫʰ ʤ/ʠʴʥʸ 

 :ʯʥʣʰʤ  ʤʸʹʥʠʤיʥʥʺʤ ʺʡʧʸʤ- ʤ ʬיʢ ʺʣʸʥʤ ʮʭיʹʮʺʹ   ʬיʢʮ16  ʬ ʬיʢ12   ʭיʰʹ ʤʬʲʮʥ 

  y ʩʹʫʺʤ ʸʥʡʲ ʯʫʸʶʬʥ ʠʴʥʸʬ ʭʩʰʥʬʲ ʯʥʫʣʲ 

Galafold 123 mg  

hard capsules 

 ʣʬʥפʠʬʠʢ123   ʢ"ʮ 

 ̋ ʥʧʩʹʷ ʺʥʬʥʱʴʷ 

               :ʬʩʲʴʤ ʸʮʥʧʤActive ingredient:                                                                                         
       

MIGALASTAT ( AS HYDROCHLORIDE ) 123 mg 

 ʤʩʥʥʺʤʤ ʺʩʰʫʣʲʤ :ʸʩʹʫʺʬ ʺʸʹʥʠʮʤ 

Galafold is indicated for long-term treatment of adults and adolescents aged 12 years and older 
with a confirmed diagnosis of Fabry disease (α-galactosidase A deficiency) and who have an 
amenable mutation. 

ʧ ʺʸʡ ʣʮʥʸʺ   ʩʫ ʲʩʣʥʤʬ ʺʹʷʡʮ ʮ"ʲʡ ʬʩʢʮ ʸʩʹʫʺʡ ʭʩʬʴʥʨʮʤ ʬʩʢ ʺʣʸʥʤ ʤʸʹʥʠ16   ʬʩʢʬ12   .ʤʬʲʮʥ ʭʩʰʹ
 ʬʹ ʯʫʸʶʬʥ ʠʴʥʸʬ ʭʩʰʥʬʲʤʤʸʩʹʫʺ   ʣʬʥʴʠʬʠʢ123  ʢ"ʮ ʥʰʫʣʥʲ  ,  ʭʠʺʤʡ ʸʮʡ ʵ2024 . 

  ʭʩʰʩʥʶʮ ʥʦ ʤʲʣʥʤʡ ʭʩʩʸʷʩʲʤ ʭʩʰʥʫʣʲʤ  : ʤʸʮʧʤ ʤʥʥʤʮʤ ʯʥʫʣʲ-  ʹʢʣʥʮ .ʡʥʤʶʡ  ʥʷʡ ʯʮʥʱʮ ʷʧʮʰʹ ʨʱʷʨ
( ʤʶʥʧ ʨʱʷʨ( ʲʡʶʡ ʯʮʥʱʮ ʳʱʥʤʹ ʨʱʷʨ ,) ʨʱʷʨ .) 

 .ʺʥʸʮʧʤ ʭʩʥʥʤʮ ʭʰʩʠʹ ʭʩʴʱʥʰ ʭʩʰʥʫʣʲ ʭʩʮʩʩʷ  ʭʩʰʥʬʲʡ 

 ʭʥʱʸʴʬ ʥʧʬʹʰ ʭʩʰʫʣʥʲʮʤ ʭʩʰʥʬʲʤ ʸʢʠʮʡ ʺʥʴʥʸʺʤ ʸʺʠʡʹ  ʣʸʹʮ ʬʹ ʨʰʸʨʰʩʠʤ   ʭʬʡʷʬ ʯʺʩʰʥ ʺʥʠʩʸʡʤ
 :ʭʥʹʩʸʤ ʬʲʡʬ ʤʩʩʰʴ ʩ"ʲ ʭʩʱʴʣʥʮ ʯʥʠʢ ʩʰʡ ʡʥʧʸ ,ʮ"ʲʡ ʣʮʥʸʺ10 ʣ.ʺ ,ʢʬʥʴ ʤʩʩʹʲʺ ʷʸʠʴ ,8105  ʤʩʰʺʰ ʭʥʸʣ ,

4250499 . 
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ʯʫʣʥʲ ʠפʥʸʬ ʯʥʬʲʤ  :ʭיʠʡʤ ʭיפיʲʱʡ   

 
4.1 Therapeutic indications 
Galafold 123mg is indicated for long-term treatment of adults and adolescents aged 12 16 years and 
older with a confirmed diagnosis of Fabry disease (α-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 in adults and adolescents 16 years and older is 123 mg migalastat  

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

[…] 

Paediatric population 
 

Adolescents aged ≥ 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 

Slonim
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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 
[…] 

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 α-galactosidase A (GLA). Subjects were either naïve 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 m2 (n=19). The overall 

mean (SD) change from baseline for LVMi was -3.9 (13.5) g/m2 (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-Gb3 was 12.00 ng/mL and the overall mean (SD) change from baseline in plasma lyso-Gb3 

was -0.06 (32.9) (n=19). A reduction in plasma lyso-Gb3 from baseline was observed in ERT-naïve 

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 ≥ 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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ʯʫʣʥʲ ʯʫʸצʬ ʯʥʬʲʤ   :ʭיʠʡʤ ʭיפיʲʱʡ 

 ]..[ 

 ʬʩʢʮ ʭʩʸʢʡʺʮʬʥ ,ʭʩʸʢʥʡʮʬ ʺʣʲʥʩʮ ʤʴʥʸʺʤ16  12 .ʭʩʮʩʥʱʮ ʭʩʩʨʰʢ )ʺʥʩʶʨʥʮ( ʭʩʩʥʰʩʹ ʩʬʲʡ ʭʩʰʹ 

1 ʤʮʬ . ?ʤפʥʸʺʤ ʺʣʲʥיʮ 

 ʣʬʥʴʠʬʠʢ123  ʬʩʢʮ ʭʩʸʢʡʺʮʡʥ ʭʩʸʢʥʡʮʡ ʧʥʥʨ ʪʥʸʠ ʬʥʴʩʨʬ ʺʣʲʥʩʮ ʢ"ʮ16 12   ʩʸʡʴ ʺʬʧʮ ʬʹ ʺʺʮʥʠʮ ʤʰʧʡʠ ʭʲ
ʠʴʬʠ ʭʩʦʰʠʤ ʺʥʬʩʲʴʡ ʤʲʩʢʴ(-  ʦʠʣʩʦʥʨʷʬʢA ."ʺʥʡʩʢʮ ʺʥʩʶʨʥʮ" ʩʬʲʡ ʭʰʩʤʹʥ ) 

2 ʤפʥʸʺʡ ʹʥʮי ʹיʰפʬ . 

 ]..[ 

:ʤפʥʸʺʡ ʹʥʮיʹʬ ʺʥʲʢʥʰʤ ʺʥʣʧʥיʮ ʺʥʸʤʦʠ 

 ̋ ʥʬʥʱʴʷ   ʬʹ123   ʢ"ʮʨʠʨʱʠʬʠʢʩʮ ʯʰʩʠ  ʭʩʣʬʩʬ ʺʥʣʲʥʩʮʬʩʢʡ  12 ʭʩʰʹ ,ʸʺʥʩ ʭʩʸʢʥʡʮ ʥʠ  ʮ ʺʥʧʴ ʭʩʬʷʥʹʤ45  .ʢ"ʷ 

 ]...[ 

 ʭיʣʬיʭיʸʢʡʺʮʥ 

ʬיʭיʣ ʺחʺʮ  ʬיʢʬ  12 ʭ(12>) ʹני 

 ʭʩʣʬʩʡ ʤʸʷʧʰ ʠʬ ʥʦ ʤʴʥʸʺʥ ʭʩʸʢʡʺʮʡ  ʬʩʢʬ ʺʧʺʮ16 ʩʰʹʭ   12  ʯʫʬ ,  ʹʥʮʩʹʤ ʺʥʬʩʲʩʥ ʺʥʧʩʨʡ ʩʡʢʬ ʱʱʥʡʮ ʲʣʩʮ ʯʩʠ
  ʺʶʥʡʷʡ.ʥʦ ʭʩʠʬʩʢʺʥʬʩʲʩʤʥ ʺʥʧʩʨʡʤ , ʺʥʱʱʥʡʮ ʯʰʩʠ ʥʦ ʬʩʢ ʺʶʥʡʷʡ. 

 

 

 
 

 
 
 

   

 


