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Drug Therapy Guidelines 
 

                                                                                             
 

  Applicable 

Galafold™ (migalastat) 

Medical Benefit  Effective: 7/1/22 

Pharmacy- Formulary 1 x Next Review: 3/23 

Pharmacy- Formulary 2 x Date of Origin: 12/18 

Pharmacy- Formulary 3/Exclusive x Review Dates: 9/18, 3/19, 6/19, 3/20, 3/21, 4/22 

Pharmacy- Formulary 4/AON x 

 

I. Medication Description 

Fabry disease is a rare, progressive genetic disorder characterized by a defective gene (GLA) that causes a 
deficiency of the enzyme, alpha-galactosidase A (alpha-Gal A). This enzyme is responsible for breaking down 
specific lipids in lysosomes, including globotriaosylceramide (GL-3). This accumulation of GL-3 in blood vessels, 
kidneys, heart, nerves and other organs, leads to cell damage. 

Galafold (migalastat) is an alpha-galactosidase A (alpha-Gal A) pharmacological chaperone that reversibly binds 
to the active site of the alpha-galactosidase A (alpha-Gal A) protein (encoded by the galactosidase alpha gene, 
GLA), which is deficient in Fabry disease. This binding stabilizes alpha-Gal A allowing its trafficking from the 
endoplasmic reticulum into the lysosome where it exerts its action. In the lysosome, at a lower pH and at a 
higher concentration of relevant substrates, migalastat dissociates from alpha-Gal A allowing it to break down 
the glycosphingolipids globotriaosylceramide (GL-3) and globotriaosylsphingosine (lyso-Gb3). Certain GLA 
variants (mutations) causing Fabry disease result in the production of abnormally folded and less stable forms of 
the alpha-Gal A protein which, however, retain enzymatic activity. Those GLA variants, referred to as amenable 
variants, produce alpha-Gal A proteins that may be stabilized by migalastat thereby restoring their trafficking to 
lysosomes and their intralysosomal activity. 

Galafold is  indicated for the treatment of adults with a confirmed diagnosis of Fabry disease and an amenable 
galactosidase alpha gene (GLA) variant based on in vitro assay data. 
This indication is approved under accelerated approval based on reduction in kidney interstitial capillary cell 
globotriaosylceramide (KIC GL-3) substrate. Continued approval for this indication may be contingent upon 
verification and description of clinical benefit in confirmatory trials. 

 

II. Position Statement 

 

Coverage is determined through a prior authorization process with supporting clinical documentation for every 

request.  

 

III. Policy 

 

 Coverage of Galafold is provided in accordance with the following criteria: 

• Patient is 18 years of age or older AND 

• Medication is prescribed by or in consultation with a geneticist, cardiologist, nephrologist, or a physician 

who specializes in the treatment of Fabry disease  AND 

• Results of in vitro assay data show the presence of an amenable GLA variant (mutation) that has been 

interpreted by a clinical genetics professional as causing Fabry disease in the clinical context of the 

patient AND 
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• Member does not have a severe renal impairment or end-stage renal disease requiring dialysis AND 

• Galafold will not be administered in combination with enzyme replacement therapy (ERT) intended for 

the treatment of Fabry disease, such as Fabrazyme (agalsidase beta). 

 

IV. Quantity Limitations 

  

Galafold 123mg oral capsules: 14 capsules per each 28 days.  

 

V. Coverage Duration 

 

Coverage is available for 6 months and may be renewed.  

 

VI. Coverage Renewal Criteria 

 

 Coverage can be renewed in 6-month increments based upon the following criteria: 

• Member is responding positively to therapy AND 

• Member does not have severe renal impairment or end-stage renal disease requiring dialysis, as 
evidenced by continued monitoring of renal function 
 

VII. Billing/Coding Information 

 

Galafold is available as 123mg capsules packaged in two 7-count capsule blister strips providing 14 capsules per 

wallet pack that supplies the drug product for 28 days.  

 

VIII. Summary of Policy Changes 

  

• 12/1/2018: new policy 

• 5/15/2019: updated renewal criteria to include specifics on renal function 

• 8/15/19: expanded policy and renewal criteria to include more specific diagnostic confirmation of 

disease presence and severity status 

• 5/1/20: no policy changes 

• 5/28/21: streamlined initial and renewal criteria based on a literature review 

• 7/1/22: no policy changes 
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The Plan fully expects that only appropriate and medically necessary services will be rendered.  The Plan reserves the right to conduct pre-payment and post-payment 

reviews to assess the medical appropriateness of the above-referenced therapies.  

The preceding policy is a guideline to allow for coverage of the pertinent medication/product, and is not meant to serve as a clinical practice guideline. 


