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Sponsored by:  

Office of Rare Diseases Research (ORDR) 
Office of Dietary Supplements (ODS) 

Eunice Kennedy Shriver National Institute of Child Health and Human Development (NICHD) 
 
Day 1: Wednesday, February 22, 2012 
 
8:00–8:30 a.m.  Registration and Continental Breakfast 
 
Morning Session 
8:30 a.m.–12:30 p.m.  Welcome and Introductions 

   Keynote: Where We are with Understanding Treatments for PKU 
  Presentation from the Agency for Healthcare Research and Quality (AHRQ): 

Presentation of PKU Evidence-based Review 
Presentation from the Food and Drug Administration (FDA): The Case for Sound 
Clinical Outcomes 
Presentation from National Institutes of Health (NIH): Overview of Process and 
Definitions 

  Break 
  PKU Working Groups Present Findings with Q & A: 

    Long-Term Outcomes and Management across the Lifespan 
 PKU and Pregnancy 

 
12:30–1:30 p.m.  Lunch (on your own) 
 
Afternoon Session 
1:30–5:30 p.m.  PKU Working Groups Present Findings with Q & A, cont: 

 Diet Control and Management 
 Pharmacologic Interventions 

  Break 
    Molecular Testing, New Technologies, and Epidemiologic Considerations 

Presentation: New Treatments on the Horizon for PKU  
 

Day 2: Thursday, February 23, 2012 

8:00–8:30 a.m.  Continental Breakfast 
 
Morning Session 
8:30 a.m.–12:30 p.m. Respondent Panels: 

    Industry, Advocacy Community, and International Perspectives 
   Break 
   Presentation: Strategies for Healthcare Transitions across the Lifespan 
   Presentation: A Successful Example from the Rare Disease Community 
  Working Group Topic Breakout Sessions 

 Specific goals will be provided related to research agenda and working  
 group priorities 
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12:30–1:30 p.m. Lunch (on your own) 
 
Afternoon Session 
1:30–4:00 p.m.  Presentations from Breakout Sessions  
   Break 

Synthesis of Different Perspectives and Discussion Process 
  Open Discussion: Setting a Research Agenda: What are the Needs; How can 

 Information be Disseminated? 
  Next Steps and Closing Remarks 
 
4:00 p.m. Adjourn 
 
 
 


