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Drug/Drug Class: Kebilidi Clinical Edit
First Implementation Date: August 21, 2025
Proposed Date: April 14, 2026
Prepared For: MO HealthNet	
Prepared By: MO HealthNet and Conduent	
Criteria Status: Revision of Existing Criteria

Executive Summary 
Purpose: 
Ensure appropriate utilization and control of Kebilidi™ (eladocagene exuparvovec-tneq)
	
Why Issue Selected:
Aromatic L-amino acid decarboxylase (AADC) deficiency is a rare, autosomal recessive disorder caused by pathogenic variants in both DDC gene copies (usually one copy inherited from each parent), leading to a deficiency of the AADC enzyme. AADC is the final enzyme in the biosynthesis of the neurotransmitters serotonin and dopamine, and dopamine is the precursor for norepinephrine and epinephrine. AADC deficiency therefore causes a marked deficiency in these circulating neurotransmitters. This deficiency causes neurological development to slow - leading to a delay or an inability to reach developmental milestones including sitting up, crawling, walking, and talking when expected. AADC deficiency is also linked to autonomic dysfunction - leading to improper regulation of heart rate, body temperature, and gastrointestinal function. Other manifestations include movement disorders, failure to thrive, and developmental delays. Patients with AADC deficiency may also experience sleep cycle dysregulation, intellectual disabilities, and mental health problems.
AADC deficiency is estimated to affect 1 to 3 per 100,000 live newborns in the United States. Current estimations indicate a birth rate of 44 newborns with AADC deficiency per year in the United States. Fewer than 350 cases have been reported globally. 
In November of 2024, Kebilidi became the first FDA-approved treatment for AADC deficiency. Kebilidi is a gene therapy that uses a modified adeno-associated virus serotype 2 (AAV2) to deliver a functional version of the DDC gene (which encodes the AADC enzyme) directly into the brain, resulting in AADC enzyme expression and production of dopamine in the putamen. The therapy is administered as four intraputaminal infusions during a single neurosurgical procedure.
Due to the high cost, possible adverse events, and specific approved indication, MO HealthNet will impose clinical criteria to ensure appropriate utilization of Kebilidi.

Program-Specific Information: Date Range FFS 1-1-2025 to 12-31-2025
	Drug
	Claims
	Cost per infusion (MAC)

	KEBILIDI VIAL 
	1
	$3,950,000



Setting & Population 
Drug class for review: Kebilidi™ (eladocagene exuparvovec-tneq)
Age range: All appropriate MO HealthNet participants

Approval Criteria
Initial Therapy:
· Must meet all of the following:
· Documented diagnosis of AADC deficiency, confirmed via identification of pathogenic variants in the DDC gene;
· Prescribed by or in consultation with an appropriate specialist for the treated disease state, and administered by a specialist in stereotactic neurosurgery; AND
· Participant demonstrates clinical characteristics of AADC deficiency, including oculogyric crises, hypotonia, and developmental delays.
·  Approval is for one treatment.

Denial Criteria
Therapy will deny with presence of one of the following:
· Any approval criteria are not met; OR
· Participant has not achieved skull maturity, assessed by neuroimaging.; OR
· Anti-AAV2 neutralizing antibody titer > 1200 folds, or ELISA OD >1

[bookmark: _Hlk34120952]Disposition of Edit
Denial: Exception code “0682” (Clinical Edit)
Rule Type: CE
Default Approval Period: 90 days
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