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Session Objectives:  
 
• Discuss approaches, tools, and lessons learned from other regulatory 

domains that may advance the development and translation of novel 
methods to traverse the BBB.  

• Identify specific barriers and opportunities in the regulatory domain 
related to the development and application of methods for traversing the 
BBB.  

• Explore issues related to critical attributes and potency assays; safety, 
including immunogenicity and CNS toxicity; and animal models, including 
appropriate species selection.  

• Explore best practices and strategies to facilitate regulatory consideration 
of novel technologies for traversing the BBB.  



•Best practices in preclinical studies (using small/large animal models) 
to improve validity and accelerate clinical evaluation: regulatory steps 
and efficacy/safety requirements. 
 
•Potential use of imaging agents and biomarkers in support of clinical 
efficacy and other surrogates to support/ accelerate approval. 
 
•Regulatory challenges for developing drug conjugates enabled to 
traverse BBB, as well as for excipients or agents that enable drugs 
traverse BBB, and for new mechanical approaches (e.g., focused 
ultrasound disruption). 
 
•Phase 0 trials to assess BBB penetrations and new analytical 
methodologies. 
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