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The emergence of concomitant trials for multiple investigational drug products for the treatment 21 of rare diseases can pose significant challenges to effective drug development due to the limited 22 number of patients worldwide with any given rare condition. The purpose of this guidance is to 23 facilitate drug development in pediatric rare diseases. In particular, it discusses a new possible 24 approach to enhance the efficiency of drug development in pediatric rare diseases using Gaucher 25 disease as an example. This new approach consists of a controlled, multi-arm, multi-company 26 clinical trial, which aims to facilitate the development of multiple drug products in a time27 efficient manner while minimizing the number of patients necessary to be treated with placebo. 28 The general principles presented should be viewed as a proposal only, and the principles 29 underlying the proposal may be extended to other areas of drug development in rare diseases. Of 30 note, the specific recommendations regarding drug development for Gaucher Disease apply only 31 to systemic (i.e., non-neurological) manifestations of Gaucher disease in treatment-naïve patients 32 with Type I and Type III phenotypes, across all the pediatric ages (i.e., up to 18 years of age).



 
	
		

	   	Submit Comments

	   		  			    		
					
					Submit Comments Online
					

					
				        You can submit online or written comments on any guidance at any time (see 21 CFR 10.115(g)(5))

						If unable to submit comments online, please mail written comments to:

						
							Dockets Management

							Food and Drug Administration

							5630 Fishers Lane, Rm 1061

							Rockville, MD 20852

						
							All written comments should be identified with this document's docket number: FDA-2017-N-6476.
						

				    

	  			

	  			  			




  






 





              
                                            
              
            


                                                                                  
                  
  
    

      


  
      	
    
      Content current as of:

      04/08/2019


    

  
	  
	
		
		 Regulated Product(s)

		 	Drugs


	 
			     
						       

			  
						  Health Topic(s)

			  	Rare Diseases


						  

			  
						 
	




  




  


                
            

                                                                                
                  
  
    

        
     Search for FDA 
Guidance Documents


        
      	

                    
                                        Search for FDA Guidance Documents
                      

          
                        
  
    
      
  
      
  
  	Search General and Cross-Cutting Topics Guidance Documents
	Advisory Committee Guidance Documents
	Import and Export Guidance Documents
	Cross-cutting Guidance Documents







  
          





                        
  
    
      
  
          





        


    
  


  


                
            
                         
      

    
  


                
    
  
    

      

  


  


  
      
        
    
    Footer Links

    
      
        	FDA Archive
	About FDA
	Accessibility


      

      
        	Visitor Information 
	Website Policies / Privacy
	No FEAR Act
	Vulnerability Disclosure Policy


      

      
        	FOIA
	HHS.gov
	USA.gov


      

    
  

    
    
      Contact FDA
       
        
          Follow FDA on Facebook 
        
      
      
        
          
        
        Follow FDA on X
      
      
         
          Follow FDA on Instagram
        
      
      

      
         
          Follow FDA on LinkedIn
        
      
      
         
          View FDA videos on YouTube
        
      
      
        
          Subscribe to FDA RSS feeds
        
      
    

    
        
          FDA Homepage
        

    
    
        
     Contact Number
      1-888-INFO-FDA (1-888-463-6332)
    

  

  
    

  
  

    
    Back to Top
  
  


    
    


  