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Medical foods represent a poorly understood category of therapeutic agents that is fraught with misconceptions.  A 

medical food, as defined in section 5(b)(3) of the Orphan Drug Act (21 U.S.C. 360ee(b)(3)), is “a food which is 

formulated to be consumed or administered enterally under the supervision of a physician and which is intended for 

the specific dietary management of a disease or condition for which distinctive nutritional requirements, based on 

recognized scientific principles, are established by medical evaluation.” In addition, they have to fit the FDA 

definition of being generally recognized as safe, otherwise known as GRAS. They have to be manufactured under 

(GMP) good manufacturing practices, which are the same high standards as applied in drug manufacturing. 

 Medical foods exclude all over the counter (OTC) supplements, and can only be administered orally or enterally. 

Medical foods are a class of products that are not meant for the healthy population and are not found in nature. 

Table I outlines distinctions between Dietary Supplements, Medical Foods, and Drugs and helps explain these 

differences. 

 The lack of an FDA approval pathway for medical foods presents both problems and benefits. The obvious benefit 

is avoidance of the huge expense, long time requirement and expert work force associated with the classic phase I-

III clinical drug trials. This allows more resources to be spent on physician and patient education. Many patients and 

physicians like the idea of using medical foods due to the following: 

 Natural product ingredients- not a drug or biological 

 Much safer than drugs 

 Less expensive therapy 

 Unlikely to interact with patient’s current thera 

 Often easier to administer 

http://www.medsurgpi.com/
http://www.medsurgpi.com/


     May lead to greater patient adherence 

 However, the lack of a defined approval process obviates much needed communication with the agency, may 

decrease insurance reimbursement qualification, prevents reimbursement from the Centers for Medicare and 

Medicaid, and may make it more difficult to market to some health care providers (HCP). Although the development 

of a medical food is not straightforward, the significantly lower costs and shorter time lines make it an attractive 

alternative to drug development. A common mistake in this developmental pathway is to create a classic drug 

protocol for a clinical trial instead of a medical food protocol.   A protocol for an unapproved drug requires an 

Investigational New Drug Application or IND. The endpoints for a medical food protocol should not have a drug 

indication or an IND would be needed. INDs are for drugs not foods! Conducting a protocol under an investigational 

new drug application may prevent the product from reaching the market as a medical food. Unlike drugs, these 

protocols do not have to be large-scale randomized double blind placebo controlled clinical trials, but good scientific 

studies. These may include smaller randomized blinded or not blinded studies, with or without a placebo. Registries 

and other observational studies can provide the required efficacy and safety evidence. 

 Marketing a medical food compared to a drug has similar pros and cons as in development. Marketing materials are 

not submitted to the FDA before they are launched. Therefore those time delays do not occur, but neither is the 

approval of the marketing material by the FDA. A warning letter is the usual way that they exhibit their displeasure. 

This may be avoided by careful regulatory, medical, and legal review of marketing materials included company 

websites. 



 

 


