
February 2020 

Management of Long-Chain Fatty Acid Oxidation Disorders: Pharmacist, 

Provider & Patient Perspectives. 

PowerPak Podcast 

 

REFERENCES 

1. Orphan Drug Act - Relevant Excerpts. U.S. Food & Drug Administration, Aug. 2013. Web 28 May 
2020. https://www.fda.gov/industry/designating-orphan-product-drugs-and-biological-
products/orphan-drug-act-relevant-excerpts.  

2. Modifications to the ICER value assessment framework for treatments for ultra-rare diseases.  
Institute for Clinical and Economic Review.  November, 2017 

3. NICE and NHS England consultation on changes to the arrangements for evaluating and funding 
drugs and other health technologies assessed through NICE’s technology appraisal and highly 
specialised technology programmes.: National Institute for Health and Care Excellence; March 15, 
2017. 

4. NORD Issues New Rare Disease Day Rallying Cry: Show your stripes. Web 28 May 2020. 
https://rarediseases.org/nord-issues-new-rare-disease-day%E2%93%87-rallying-cry-show-your-
stripes/ 

5. Diagnosing LC_FAOD.  FAOD In Focus.  Web 28 May 2020. https://www.faodinfocus.com/diagnosis/ 
6. Vockley J, Burton B, Berry GT, et al. Resuts from a 78-week, single -arm, open-label phase 2 study to 

evaluate UX007 in pediatric and adult patients with severe long-chain fatty acid oxidation disorders 
(LC-FAOD).   J Inherit Metab Dis. 2019;42:169-177. 

7. Vockley J, Marsden D, McCracken E, DeWard S, Barone A, Hsu K, Kakkis E. Long-term major clinical 
outcomes in patients with long chain fatty acid oxidation disorders before and after transition to 
triheptanoin treatment- A retrospective chart review.  Mol Gen and Metab.  2015;116:53-60. 

 
 
WEBSITES 
 
FAOD In Focus: https://www.faodinfocus.com/ 

The International Network for Fatty Acid Oxidation Research and Management (INFORM): 
www.informnetwork.org 

Egg Whites Only: www.eggwhitesonly.com 

FAOD Family Support Group: www.fodsupport.org/newborn-labs.htm 

Global Genes: www.globalgenes.org 

The Metabolic Foundation: www.themetabolicfoundation.com 

MitoAction: www.mitoaction.org 

 

https://www.fda.gov/industry/designating-orphan-product-drugs-and-biological-products/orphan-drug-act-relevant-excerpts
https://www.fda.gov/industry/designating-orphan-product-drugs-and-biological-products/orphan-drug-act-relevant-excerpts
https://rarediseases.org/nord-issues-new-rare-disease-day%E2%93%87-rallying-cry-show-your-stripes/
https://rarediseases.org/nord-issues-new-rare-disease-day%E2%93%87-rallying-cry-show-your-stripes/
https://www.faodinfocus.com/diagnosis/
https://www.faodinfocus.com/
https://www.faodinfocus.com/advocacy-resources/
https://www.faodinfocus.com/advocacy-resources/
https://www.faodinfocus.com/advocacy-resources/
https://www.faodinfocus.com/advocacy-resources/
https://www.faodinfocus.com/advocacy-resources/
http://www.mitoaction.org/


February 2020 

New England Consortium of Metabolic Programs: www.newenglandconsortium.org/for-families/ 

Genetic Metabolic Dieticians International (GMDI): www.gmdi.org/ 

MetabolicPro: www.metabolicpro.org/ 

Patient Advocacy at Ultragenyx: www.ultrarareadvocacy.com 

Save Babies: www.savebabies.org 

 

 

https://www.faodinfocus.com/advocacy-resources/
http://www.metabolicpro.org/
https://www.faodinfocus.com/advocacy-resources/
https://www.faodinfocus.com/advocacy-resources/

