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Background:

Mucopolysaccharidosis VII (MPS VI, Sly syndrome) is caused by mutations in the
gene encoding the beta-glucuronidase (GUS) enzyme, located on chromosome
7q11.21. Beta-glucuronidase enzyme deficiency causes glycosaminoglycans (GAGs)
to accumulate in cells throughout the body. Vestronidase alfa is a recombinant
human lysosomal beta glucuronidase intended to provide exogenous GUS enzyme
for uptake into cellular lysosomes.

Mepsevii is a recombinant human lysosomal beta glucuronidase indicated in pediatric and
adult patients for the treatment of Mucopolysaccharidosis VII (MPS VII, Sly syndrome).

Criteria for initial approval:
1. Patient has a documented diagnosis of Mucopolysaccharidosis VII (MPS VII,
Sly syndrome); AND
2. Diagnosis has been confirmed by one of the following:
a. Detection of mutations in the GUSB gene

b. Elevated urinary glycosaminoglycan (UGAG) excretion at a minimum of
3-fold over the mean normal for age at screening; AND

3. Atleast one of the following baseline testing has been completed and will be
used to assess response to therapy: Six-minute walk test (6MWT), motor
function [e.g., Bruininks-Oseretsky Test of Motor Proficiency (BOT-2)], liver
and/or spleen volume, urinary excretion of glycosaminoglycans (GAGs) such
as chondroitin sulfate and dermatan sulfate, skeletal involvement, pulmonary
function tests, shoulder flexion, visual acuity.

4. Patient does not have any contraindication(s) to the requested medication;
AND

5. Medication is being prescribed by or in consultation with an endocrinologist,
geneticist, metabolic disorders specialist, or an expert in the disease state;
AND

6. Medication is prescribed in accordance with Food and Drug Administration
(FDA) established indication and dosing regimens or in accordance with
medically appropriate off-label indication and dosing according to American
Hospital Formulary Service, Micromedex, Clinical Pharmacology, Wolters

Kluwer Lexi-Drugs (Lexicomp), national guidelines, or other peer-reviewed
evidence; AND

7. Weight must be received for drugs that have weight-based dosing; AND



AetnaBetter Health® of New Jersey ’ a_et n a

8. Mepsevii will be administered under the supervision of a healthcare
professional with the capability to manage anaphylaxis.

Initial approval duration: 6 months

Continuation of therapy:
1. Patient has responded to treatment compared to baseline as shown by at

least one of the following:

a. Stability or improvement in six-minute walk test (6MWT), motor
function [for example, Bruininks-Oseretsky Test of Motor Proficiency
(BOT-2)], pulmonary function tests, shoulder flexion, visual acuity,
and/or other motor functions; OR

b. Reduction in liver and/or spleen volume; OR

c. Reduction in urinary excretion of glycosaminoglycans (GAGs) such as
chondroitin sulfate and dermatan sulfate; OR

d. Stability of skeletal disease; AND

2. Medication is prescribed in accordance with Food and Drug Administration
(FDA) established indication and dosing regimens or in accordance with
medically appropriate off-label indication and dosing according to American
Hospital Formulary Service, Micromedex, Clinical Pharmacology, Wolters
Kluwer Lexi-Drugs (Lexicomp), national guidelines, or other peer-reviewed
evidence; AND

3. For dose increase requests, weight must be received for drugs that have
weight-based dosing.

Renewal approval duration: 122 months

Note: Mepsevii has a black box warning:

¢ Anaphylaxis has occurred with MEPSEVII administration, as early as the first dose,
therefore appropriate medical support should be readily available when MEPSEVII is
administered.

¢ Closely observe patients during and for 60 minutes after MEPSEVII infusion

e Immediately discontinue the MEPSEVII infusion if the patient experiences anaphylaxis
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