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Off-Label Use

Purpose

To define the conditions under which off-label drug use may be covered.

Note: N/A

Definitions

1. Off-label drug use is the use of an approved drug by the U.S. Food and Drug Administration (FDA) for
uses in treatment that have not been included in the drug information labeling.

2. The FDA approves drugs for specific indicated use(s) that are listed in the drug labeling. When a drug
is being used in a non-approved indication, this treatment is considered an off-label use. Off-label
uses of the drug may be considered effective and well documented in literature.

3. Unapproved treatment uses of the drugs are used in a variety of situations from being completely
un- or understudied to having been investigated and the FDA hasn’t been asked to include this in the
approval. Approved uses have proven to be safe and effective by the FDA after review showing that
the studies are adequate and have also gone through the clinical trials process.

Medications

1. N/A

Note: N/A

Off Label Use Authorization Criteria

1. Rare or orphan diseases will be reviewed case by case with the Medical or Pharmacy Director. A rare
disease is defined as a condition that affects fewer than 200,000 people in the US and is recognized
by NORD (National Organization for Rare Disorders).

See https://rarediseases.info.nih.gov/diseases/pages/31/fags-about-rare-diseases

2. All of the following criteria must be met for off-label drug use to be considered medically necessary.
Documentation must be provided.
a. Coverage options such as clinical trials and expanded use access have been exhausted



https://rarediseases.info.nih.gov/diseases/pages/31/faqs-about-rare-diseases

i. See https://www.fda.gov/news-events/public-health-focus/expanded-access;
ClinicalTrials.gov
b. The drugis approved by the FDA.
c. The patient has tried and failed, or has a contraindication to ALL of the following if applicable:
i. Drugs labeled by the FDA for requested condition
ii. Recommended therapies per Clinical Guidelines
d. The requested off-label use is supported by at least one of the following:
i. Thomson Micromedex DrugDex” meeting each of following:
1. Strength of Recommendation Class | or lla and
2. Strength of Evidence Category A or B and
3. Efficacy Classlorlla
ii. Lexicomp
iii. National Comprehensive Cancer Network (NCCN) Drugs and Biologics Compendium™
Category of Evidence and Consensus 1, 2A, or 2B
iv. Qualified articles from major scientific or medical peer-review journals. Qualified
articles include at least one large, multi-centered and prospective, double blinded and
randomized trial OR at least three small high-quality trials with appropriate controls
when a large multi-center study is not possible. Articles must include validating and
uncontested data supporting the proposed safety and efficacy for the use of the drug
in the requested disease state.
1. Examples of accepted journals include, but are not limited to, American
Journal of Medicine, Clinical Cancer Research, Journal of American Medical
Association, Journal of Clinical Oncology, and New England Journal of
Medicine.

Drug Specific Criteria

1. N/A

Re-Authorization Criteria

1. N/A
Dosage
1. N/A

Exclusions/Contraindications

1. The prior use of samples will not be considered in the determination of a member’s eligibility for
coverage for this medication.

2. Contraindications per package insert.




Approval Duration

1. Initial Authorization
a. N/A
2. Re-Authorization
a. N/A
Appendix/Table
1. N/A
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Review, Revisions, Approval History

Date

Change/Approval Information

01/01/2022 | Healthy U specific policy created. Separated out from PHARM-049

05/11/2022 | Completed annual review of policy.

Removed: Case reports, case series without control cohort, letters, posters, and abstracts are
not qualified articles but may be considered for rare or orphan diseases as indicated above
Added: Requests that do not meet above criteria are considered experimental/investigational

and are not a covered benefit (See plan benefit coverage documents)

05/18/2022 | Policy reviewed and approved by the P&T Committee.



https://rarediseases.org/

Policy effective 06.01.2022

03/13/2024 | Completed annual review of policy.

03/27/2024 | Policy reviewed and approved by the P&T Committee.

Policy effective 04.01.2024

02/03/2025 | Clerical upate to include: or applicable policy under exclusions/contraindications

06/02/2025 | Completed annual review of policy.

06/11/2025 | Policy reviewed and approved by the P&T Committee.

Policy effective 07.01.2025

01/30/2026 | Clerical update: formatted to new template. Updated policy number to PHARM-MM-049 to

apply to both Healthy U and Health Choice lines of business.

Disclaimer

1.

The plan reserves the right to modify, revise, change, apply and interpret this policy at its sole
discretion, and the exercise of this discretion shall be final. The plan also revises and updates
Pharmacy Coverage Policies annually, or more frequently if new evidence becomes available that
suggests needed revisions. Policies are subject to change in accordance with Federal and State notice
requirements.

2. Services requiring prior-authorization may not be covered, if the prior-authorization is not obtained.

3. This Pharmacy Coverage Policy does not guarantee coverage or payment of the service. The Plan may

deny reimbursement when it has determined that the drug provided or services performed were not
medically necessary, investigational or experimental, not within the scope of benefits afforded to the
member and/or a pattern of billing or other practice has been found to be either inappropriate or

excessive.
4, The service must be a benefit in the member’s plan and the member must be eligible for coverage at
the time of service. Additional payment guidelines may be applied that are not included in this policy.
5. Pharmacy Coverage Policies have been developed for determining coverage for plan benefits and

when published are available to provide a better understanding of the basis upon which coverage
decisions are made. They are used in conjunction with a member’s benefit document and in
coordination with the member’s physician(s). The plan makes coverage decisions on a case-by-case
basis considering the individual member's health care needs.




