ZYNTEGLO (Betibeglogene autotemcel)

All KY Medicaid members (MCO and FFS) are subject to the same criteria. For MCO
members, please submit requests along with clinical information to the MCO for review. For

FFS members, please submit requests along with clinical information to
dmspharmacy@ky.gov.

FDA Approved Indication(s)

Betibeglogene autotemcel (Zynteglo) is an autologous hematopoietic stem cell-based gene
therapy for the treatment of adult and pediatric patients with -thalassemia who require regular
red blood cell (RBC) transfusions.

Policy/Criteria

Initial Approval

Provider must submit documentation (such as office chart notes, lab results, or other clinical
information) supporting that the member has met all approval criteria. Initial approval is for 12
months.

Prescribed by or in consultation with a hematologist or transplant specialist or other
appropriate specialist in the treatment of B-thalassemia; and

Diagnosis of transfusion-dependent p-thalassemia withanon 3 0/ 0or 30/ 0
genotype confirmed by genetic testing. (Please reference Appendix A for examples.);
and

The member is > 4 years of age with a weight of at least 6 kg; and

Documentation of one of the following:

o Receipt of >8 transfusions of packed red blood cells (pPRBC) per year in the previous
two years; or

o Receipt of at least 100 mL/kg/year of pRBCs in the previous two years; and

Documentation to verify the following:

o The member has a negative lab value within the past 6 months for HIVV1 and 2;
human T-lymphotropic virus 1&2 (HTLV1&HTLV2), Hepatitis B virus and hepatitis
C virus before the cell collection.

o The member does not have any prior or current malignancy (with the exception of
adequately treated cone biopsied in situ carcinoma of the cervix uteri and basal or
squamous cell carcinoma of the skin) or myeloproliferative or significant
immunodeficiency disorder;

o The member can provide an adequate number of cells to meet the minimum
recommended dose of 5.0x10"6 CD34+ cells/kg;

o The member has not received prior allogeneic hematopoietic stem cell
transplantation; and



Females of childbearing potential and males capable of fathering a child: Member has
been counseled on the use of effective contraception during treatment (from start of
mobilization through at least 6 months after administration of Zynteglo) and advised of
the risks associated with conditioning agents; and

Females of childbearing potential must not be pregnant or breastfeeding, AND must have
a documented negative serum pregnancy test within the past 30 days

NOTE: A negative serum pregnancy test must be confirmed before the start of
mobilization and then confirmed again before conditioning procedures and before
Zynteglo administration; and

The member has not received a prior dose of Zynteglo or other gene therapy, or is being
considered for other gene therapy or investigational cellular therapy for B-thalassemia;
and

Provider attests the dose contains a minimum of 5.0 x 10® CD34+ cells/kg.

Continuation of Therapy:

This cannot be reviewed since the product is currently indicated for a one-dose per
lifetime administration.

Appendices

Appendix A: Genetic Confirmation of B-thalassemia
B-thalassemia Genotypes
B/ B°
B p*
p*/p*
BE/ BO
B*IVS1-110/p* IVS1-110
BY% B+ IVS1-110
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