Endocrinologic and Metabolic Drug Advisory Committee Meeting

  ~ New Drug Application ~ 
ZAVESCA (miglustat) by Actelion Pharmaceuticals

 
Public Participation Information ~ Written NPC Testimonials

DEADLINE EXTENDED:  Friday, December 31st, 2009 
(Initial deadline of:  Monday, December 28th, 2009 ~ extended until Friday, 12/31/09) 
GOAL:  FDA approval for the use of Zavesca (miglustat) in NPC.

Attention:  National Niemann-Pick Disease Foundation Families
RE:  Family participation in an upcoming drug advisory committee meeting pertaining to the recent  “New Drug Application” presented by Actelion Pharmaceuticals, Ltd with respect to FDA approval for ZAVESCA (miglustat).

The NNPDF has been informed that a meeting slated for January 12th, 2010 in Silver Spring, Maryland will address the recent “New Drug Application” submitted by Actelion Pharmaecuticals, Ltd as it pertains to the FDA approval of Zavesca.  An advisory committee panel of medical and clinical experts will gather together to review and learn of all the data particulars as it relates to the use of Zavesca in NPC patients.
This advisory committee panel will make a recommendation to the Food and Drug Administration as to their overall perception of the Zavesca “New Drug Application” as presented throughout the day.  The FDA then utilizes this panel recommendation in their final determinations.
A portion of the meeting protocol allows for public participation both written and orally for this meeting.  Representatives from the NNPDF will be in attendance at this meeting on January 12th, 2010 to speak on behalf of our NPC family membership.

Each of our NPD families are also encouraged to present their own personal story to this panel on behalf of their loved one facing the challenges of Niemann-Pick Disease Type C.  We would like to support our NPD family’s involvement in this “historic” step toward the treatment of NPD Type C and have gathered together some key information that you may wish to include if you plan to submit a written testimonial to the panel.

Please refer to the key points noted on this document for deadlines and mailing/e-mailing instructions in addition to the “suggested” guideline document attached.  Please note: This is only a “suggested” outline to assist you as you gather together a written submission and we encourage and welcome each family’s personal story on behalf of their loved one(s).
GOAL:  FDA approval for the use of Zavesca (miglustat) in NPC.  
Each family letter should highlight and focus on sharing information with this medical review panel which emphasizes the positive impact and benefit their loved one living with NPC has garnered since gaining access to treatment with Zavesca.  For those who didn’t have access to the medication ~ what impact and loss did you see as a result of this ~ how could access to this medication have made a difference for your loved one?       
Submit to:      
Paul Tran, R.Ph.

       
Center for Drug Evaluation and Research (HFD-21)
Food and Drug Administration
5600 Fishers Lane (for express delivery, 5630 Fishers Lane, Rm. 1093)
Rockville, MD 20857
Phone: 301-827-7001
Fax: 301-827-6776
E-mail: paul.tran@fda.hhs.gov

Endocrinologic and Metabolic Drug Advisory Committee Meeting

Tuesday, January 12th, 2010 ~ Silver Spring, Maryland

Re:  New Drug Application ~ ZAVESCA (miglustat) by Actelion Pharmaceuticals
Family name; mailing address and contact information.  

Date
Attn:  Paul Tran
 


· Introductory paragraph focus on your family dynamics.  

· BE PERSONAL ~ invite the reader in!  

· Include all children names in the family and note your city and state of residence. 
· Highlight NPC child(ren) in your family, current age, age at diagnosis and date of death (if applicable).
· A key point here would be to stress the POSITIVE effects and response to the use of Zavesca in a brief summary statement which can be expanded upon further within the letter.  
· For those who didn’t have access to the medication ~ what impact and loss did you see as a result of this ~ how could access to this medication have made a difference for your loved one?       

· Families who have lost a loved one(s) to NPC, we encourage you to also send off your hopes and dreams for those children and young adults still courageously fighting against NPC.
· Note any association with Zavesca for this family member (ie:  Took part in and/or attempted to participate in the drug trial; received Zavesca through various “off-label” programs, etc.)
· How difficult was it for you to gain access to the medication for your NPD family member?  Were their financial implications which affected your ability to gain access to the medication on behalf of your NPC family member?   What impact did these financial considerations have overall on your family?
· Personal history associated with use of Zavesca (miglistat)
· Date first began use of Zavesca

· Dosage amounts and timelines

· Patient weight and age
*Please note:  If you don’t have access to this information ~ no need to include.

These are just suggested ideas and outlines to assist you.
· Personal description and perception of NPC family member prior to administration of medication and after use of medication was in place for awhile.
· The use of comments/perceptions from other individuals close to the affected son or daughter (other than parent); What improvements are you and others seeing?

· Impact (pros & cons) on taking Zavesca ~ on child/young adult, on family, in school, in community, etc.; What improvements are others seeing?

· Impact (pros & cons) on NOT having access to Zavesca ~ on child/young adult, on family, in school, in community, etc.

· The importance of this communication is to have families speak from the heart.

· We encourage the use of photos to help personalize this correspondence.

· Try to keep your document/testimonial to one written page in length.

· Please know that the staff at the NNPDF Central Office will be happy to review and edit your correspondence prior to submitting to the panel committee for their review.

DEADLINE EXTENDED:  Friday, December 31st, 2009 to Paul Tran at:  paul.tran@fda.hhs.gov  

    (Initial deadline of:  Monday, December 28th, 2009 ~ extended until Friday, 12/31/09) 
