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____________________________________________________________________________
Category: Medicine

Title: Agalsidase Beta (Fabrazyme)
Infusion for Fabry Disease

Procedure Code(s):
J1564

____________________________________________________________________________
Description/Background
Fabry disease is a rare progressive X-linked genetic disorder of lipid metabolism characterized by
a deficiency of the enzyme alpha-galactosidase A. The disorder belongs to a group of diseases
known as lysosomal storage disorders. Lysosomes function as the primary "digestive" units
within cells. Enzymes within lysosomes break down or digest particular nutrients, such as certain
fats and carbohydrates. Low levels or inactivity of the alpha-galactosidase A enzyme leads to the
abnormal accumulation of a substance consisting of lipids, particularly globotriaosylceramide
(GL-3), and carbohydrates in various organs of the body. The inability to catabolize GL-3 may
lead to progressive multisystem damage, specifically to the kidneys, heart and cerebrovascular
system. Symptoms of Fabry disease may include the appearance of clusters of wart-like
discolorations of the skin (angiokeratomas), abdominal pain and/or progressive neurological
abnormalities. Fabry disease primarily affects men but a milder form has been identified in
females.
Agalsidase beta (Fabrazyme), manufactured by Genzyme Corporation, was FDA approved on
April 24, 2003 for use in patients with Fabry disease. Fabrazyme reduces GL-3 deposition in the
interstitial capillary endothelium of the kidneys and certain other cell types. Reduction to normal
or near normal levels has also been demonstrated in other renal cell types, such as mesangial
cells, glomerular capillary endothelium, interstitial cells and non-capillary endothelium. More
variable reduction has been demonstrated in vascular smooth muscle cells, tubular epithelium
and podocytes (glomerular epithelial cells). The reduction of GL-3 inclusions suggests that
Fabrazyme may ameliorate the expression of Fabry disease. Prior to agalsidase beta, treatment
of Fabry disease was directed only at managing the patient's symptoms and addressing lifethreatening complications.
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Agalsidase beta is administered by intravenous infusion every two weeks. The recommended
dosage is 1.0 mg/kg with each vial containing 35 mg of agalsidase beta (extractable amount) that
is supplied as a sterile, nonpyrogenic, cake or powder for reconstitution.
____________________________________________________________________________
CPT/HCPCS Level II Codes and Description
J1564
90780

Injection, agalsidase beta, 1 mg (code effective 1/1/05)
Intravenous infusion of rh therapy/diagnosis, administered by physician or under
direct supervision of physician; up to one hour
90781 Each additional hour, up to eight hours
Q0081 Infusion therapy, using other than chemotherapeutic drugs, per visit
____________________________________________________________________________
Diagnoses/Medical Conditions
Lipidosis (Fabry Disease)
____________________________________________________________________________
Medical Policy Statement
The safety and effectiveness of agalsidase beta infusion for Fabry disease have been
established. It may be considered a useful therapeutic option when indicated.
Rationale
The safety and effectiveness of agalsidase beta were assessed in a randomized, doubleblind, placebo-controlled, multinational, multicenter study. It was found that agalsidase beta
reduces globotriaosylceramide deposition in capillary endothelium of the kidney and certain
other cell types.
Medical Policy Position Summary (Non-clinical summary statement for customer

use)

Agalsidase beta is FDA approved and indicated for intravenous infusion for patients with
Fabry disease. This disease is a rare X-linked genetic disorder of lipid metabolism
characterized by a deficiency of the enzyme alpha-galactosidase A. Low levels or inactivity
of this enzyme leads to an accumulation of fatty material and carbohydrates in various
organs of the body. Agalsidase beta is used as a replacement for this missing enzyme. The
safety and effectiveness of agalsidase beta have been established. It has been proven
through clinical studies to be a useful therapeutic option in treating Fabry disease.
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____________________________________________________________________________
Inclusionary and Exclusionary Guidelines (Clinically based guidelines that may
support individual consideration and pre-authorization decisions)
• Agalsidase beta is indicated for use in patients with Fabry disease.
• Women of childbearing potential should be encouraged to enroll in the Fabry disease registry.
• Caution should be exercised when agalsidase beta is administered to a nursing mother.
___________________________________________________________________________
Related Policies
N/A
___________________________________________________________________________
Medicare Information
Medicare does not specifically address agalsidase beta but does cover enzyme replacement
therapy.
(The above Medicare information is current as of the review date for this policy. However, since
Medicare coverage issues and policies may be updated or revised by Centers for Medicare & Medicare
Services (CMS, formerly HCFA) on a frequent basis, the most current information may not be
contained in this document. For the most current information, you should contact an official source.

___________________________________________________________________________
References
•
•
•
•

Brady, Roscoe, O., MD, Raphael Schiffmann, MD, “Clinical Features of and Recent Advances
in Therapy for Fabry Disease," Journal of the American Medical Association, Vol. 284, No. 21,
December 6, 2000.
Desnick, Robert, J., PhD, MD, et al., "Fabry Disease, an Under-Recognized Multisystemic
Disorder: Expert Recommendations for Diagnosis, Management, and Enzyme Replacement
Therapy," Annals of Internal Medicine, Vol. 138, No. 4, February 2003.
Eng, Christine M., MD, et al., "Safety and Efficacy of Recombinant Human a-Galactosidase a
Replacement Therapy in Fabry's Disease," The New England Journal of Medicine, Vol. 345,
July 5, 2001.
Lee, Karen, et al., "A biochemical and pharmacological comparison of enzyme replacement
therapies for the glycolipid storage disorder Fabry disease," Glycobiology, Vol. 13, No. 4,
2003.

The articles reviewed in this research include those obtained in an Internet based literature search for
relevant medical references through January 1, 2004, the date the research was completed.
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