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Drug/Drug Class: Zokinvy Clinical Edit
First Implementation Date: November 18, 2021
Proposed Date: April 14, 2026
Prepared For: MO HealthNet	
Prepared By: MO HealthNet and Conduent	
Criteria Status: Existing Criteria

Executive Summary 
Purpose: 
Ensure appropriate utilization and control of Zokinvy® (lonafarnib)  
	
Why Issue Selected:
Zokinvy® (lonafarnib), FDA approved in November 2020, represents the first disease-modifying treatment for Hutchinson-Gilford Progeria Syndrome (HGPS) and Progeroid Laminopathies (PLs). HGPS and PLs are rare, genetic, and inevitably fatal conditions diagnosed between 9 and 24 months of age. According to the Progeria Research Foundation, as of December 31, 2024, there are 149 individuals worldwide living with HGPS and 54 with PLs, 15 and 11 of which live within the United States. HGPS is caused by pathogenic variants in the LMNA gene which leads to the synthesis of a truncated protein, progerin, which accumulates within the nuclear envelope and leads to cellular instability and premature aging. PLs are caused by pathogenic variants in either the LMNA gene and/or the ZMPSTE24 gene, and do not result in the production of progerin but are associated with disease characteristics and traits that overlap with Progeria. The characteristic appearance of premature aging is often associated with alopecia, head/facial abnormalities, cardiovascular disease, stroke, joint stiffness, and lipodystrophy. Atherosclerosis, the primary cause of premature death, occurs by age 13 on average. Zokinvy inhibits farnesyltransferase to prevent farnesylation and subsequent accumulation of progerin and progerin-like proteins in the inner nuclear membrane. 

Due to the high cost and specific approved indications, MO HealthNet will impose clinical criteria to ensure appropriate utilization of Zokinvy.

Program-Specific Information: Date Range FFS 1-1-2025 to 12-31-2025
	Drug
	Participants
	Claims
	Cost per capsule
	Cost per bottle of 30 capsules

	ZOKINVY 50 MG CAPSULE
	0
	-
	$856.88 MAC
	$25,706 MAC

	ZOKINVY 75 MG CAPSULE
	0
	-
	$1,285.34 MAC
	$38,560 MAC



Setting & Population 
Drug class for review: Zokinvy® (lonafarnib)
Age range: All appropriate MO HealthNet participants



Approval Criteria
Initial Therapy:
· Must meet all of the following:
· Prescribed by or in consultation with a geneticist or other specialist in the treated disease state;
· Participant has a BSA ≥ 0.39 m2;
· Documented diagnosis of HGPS or processing-deficient PLs with one of the following:
· [bookmark: _Hlk71632834]Heterozygous LMNA pathogenic or likely pathogenic variant with progerin-like protein accumulation; OR
· Homozygous or compound heterozygous ZMPSTE24 pathogenic or likely pathogenic variants; AND
· Participant has a baseline electrocardiogram (ECG) with QTc interval less than 500 msec.
· Initial approval period: 1 year

Denial Criteria
· [bookmark: _Hlk47597237]Therapy will deny with presence of one of the following:
· If any approval criteria are not met
· Concurrent therapy with midazolam, lovastatin, simvastatin, or atorvastatin in the past 45 days; OR
· Participant is currently pregnant.

[bookmark: _Hlk34120952]Disposition of Edit
Denial: Exception code “0682” (Clinical Edit)
Rule Type: CE
Default Approval Period: 1 year
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