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Specific Topics the Guidance Covers

Benefit-Risk Planning:

Benefit-risk planning by the sponsor, beginning early in development, can add value by helping to ensure
that the clinical trial data and other supporting information collected are best suited to support the benefit-risk
assessment. Benefit-risk planning is most valuable in cases where a challenging benefit-risk assessment
can be reasonably anticipated. The goal of benefit-risk planning would be to direct drug development toward
reducing important uncertainties and to increase the likelihood of establishing a favorable benefit-risk
assessment of the submitted NDA or BLA.

Additional benefit-risk analyses to help inform the overall benefit-risk assessment may add value in some
circumstances, such as decisions involving significant or unexpected uncertainties regarding the drug’s
benefits and risks. Consultation with FDA and careful planning early in drug development can increase the
potential value of the benefit-risk analysis.

Interactions Between FDA & Sponsors:

FDA can provide insight and regulatory perspective that can inform

a sponsor’s benefit-risk planning appropriate to the issues
identified at a particular stage of development. Thoughtful
planning can also enhance the assessment of risk needed
to support informed benefit-risk assessment. In particular,
the discussions at an End of Phase 2 meeting can be
particularly important when preclinical, early clinical, or
other data identify a potential safety issue that would
require greater certainty about the drug’s benefits
and/or risks to support approval.

Patient Experience Data:

Patients are experts in the experience of their

disease or condition, and they are the ultimate

stakeholders in the outcomes of medical
treatment. Therefore, patient experience data,
including patient preference information, can
inform nearly every aspect of FDA’s benefit-risk
assessment throughout the drug lifecycle.

Presenting Benefit Risk Information:
The effective communication by sponsors of the drug’s
benefits, risks, and uncertainties is important to informing
the benefit-risk assessment that supports regulatory
decision-making.

To learn more about the benefit-risk assessment for human drug and biological products,
read the guidance.
www.fda.gov
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Background About the Guidance

Under the Federal Food, Drug, and Cosmetic Act (FD&C
Act), for a drug to be approved for marketing in the United
States, FDA must determine that the drug is effective

and safe for use under the conditions prescribed,
recommended, or suggested in the product’s labeling. FDA
interprets “safe” under the FD&C Act to mean the benefits

of the drug outweigh its risks. The guidance provides
considerations about the benefit-risk assessments that
support FDA’s regulatory decisions for new drug applications
and biologic license applications.

Drug Development Timeline

The Guidance may be relevant to stakeholders throughout the drug development lifecycle
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To learn more about the benefit-risk assessment for human drug and biological products,

read the guidance.

To see additional Guidance Snapshots, check out the pilot program.
www.fda.gov
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