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Background: Progressive familial intrahepatic cholestasis (PFIC) is a disorder that causes
progressive liver disease, which typically leads to liver failure.

Bylvay is an ileal bile acid transporter (IBAT) inhibitor indicated for the treatment of pruritus in
patients 3 months of age and older with progressive familial intrahepatic cholestasis.

Criteria for approval:
1. Patient has a diagnosis of PFIC confirmed by genetic testing.
2. Patientis 23 months or older
3. Patient has significant pruritus if able to report
4

For PFIC type 2 patients, genetic testing does NOT indicate pathologic variations of the
ABCB11 gene that predict non-function or complete absence of the bile salt export
pump (BSEP) protein (see exclusion of therapy)

5. Medication is prescribed by or in consultation with a hepatologist or gastroenterologist

6. Patient has tried and has inadequate response, intolerance, or contraindication to
treatment with ursodeoxycholic acid, or other agents used for symptomatic relief of
pruritus (e.g., antihistamine, rifampicin, cholestyramine)

7. Patient’s weight should be monitored

8. 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

Exclusion (Limitation of Use):
Bylvay may not be effective in PFIC type 2 patients with ABCB11 variants resulting in non
functional or complete absence of bile salt export pump protein (BSEP-3)

Continuation of therapy:

1. Patientis responding positively to therapy as evidenced by improvement in any of the
following:

a. Improvement in pruritus if able to report
b. Reduction of serum bile acids from baseline
2. Patient’s weight should be monitored

3. 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
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Service, Micromedex, Clinical Pharmacology, Wolters Kluwer Lexi-Drugs (Lexicomp),
national guidelines, or other peer- reviewed evidence

Initial Approval Duration: 3 months

Renewal Approval Duration: 6 months
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