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This presentation introduces the basic tenets 

of the US Food and Drug Administration 

(FDA) Animal Rule and includes 

considerations for developing an animal 

efficacy study leading to a successful FDA 

submission. During the last 15 years the 

emergence of terrorism in the US, has led to 

increased funding and interest in developing 

medical countermeasures (MCMʼs) to 

prevent or treat serious clinical events 

involving bio-treat agents such as those that 

cause anthrax, smallpox, botulism, plague 

and tularemia. However, development of 

MCMʼs presents many unique scientific and 

ethical challenges. In most cases it would 

not be scientifically feasible or medically 

ethical to conduct a human clinical trial for 

development of a MCM for anthrax or small 

pox or plague. So, in response to this 

dilemma, the FDA issued regulations to allow 

for the approval of drugs and biological 

products based on efficacy studies 

conducted in animals when human studies 

would be unethical or not feasible. The 

regulation is intended to facilitate the 

approval process for products intended for 

human use when treating diseases caused 

by chemical, biological, nuclear, radiological 

agents (CBRN) that have potential to harm a 

high percentage of the US human population. 

Todayʼs presentation will be limited to a 

discussion of the Animal Rule in the context 

of a human infectious disease – smallpox. 
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