

	
		

    
        
        
    



	



	
		
	
		
			
		
	
	International Niemann–Pick Disease Alliance




		
			Get involved!
		
	
			info@inpda.org
		




		

	
		
	Menu
		
			
		
	
	
			About Us
	Our Work
	About NPD
	Information Portal
	International Niemann Pick Disease Registry
	Updates
	Newsletter
	Useful Links

			
				
					Follow us on Twitter
					
                        
                    
				
			
	
				
					Connect on Facebook
					
                        
                    
				
			
	
				
					Search the site
					
                        
                    
                    
				
			


	


	

	
			INPDA_Zevra PDUFA Amendment Announcement 3_4_24

			IntraBio Inc is pleased to announce that The New England Journal of Medicine (NEJM) has published a Science Behind the Study Expert Perspective Editorial: N-Acetyl-l-Leucine and Neurodegenerative Disease.

The Editorial reports on the broad potential of N-acetyl-L-leucine (IB1001) as a treatment of neurodegenerative diseases and further describes the science behind the Phase III, pivotal study (IB1001-301) with IB1001 for the treatment of Niemann–Pick disease type C (NPC). The findings from the randomized, placebo-controlled IB1001-301 trial were also recently published in The New England Journal of Medicine: Trial of N-Acetyl-l-Leucine in Niemann–Pick Disease Type C.

In the trial, B1001 showed a statistically significant improvement in neurological signs and symptoms, functioning, and quality of life in pediatric and adult NPC patients with IB1001 versus placebo. The trial met its primary and secondary endpoints and showed a very favorable safety profile with no serious adverse reactions. A short Quick Take, an animated two-minute video, summarizing the highlights and key findings from the research article, is also available on NEJM.org 

The Expert Perspective Editorial recognizes the significant potential of IB1001 for the treatment of various neurodegenerative disorders, including all neurodegenerative lysosomal storage disorders, heritable cerebellar ataxias, and common disorders like traumatic brain injury.

IntraBio has filed a New Drug Application (NDA) with IB1001 for the treatment of NPC with the US Food and Drug Administration (FDA) in January 2024. The FDA has a 60-day filing review period to determine whether the NDA is complete and accepted for review.  IntraBio intends to submit its Marketing Authorization Application to the European Medicines Agency in Q2 2024. IntraBio remains dedicated to making IB1001 available to patients and families as quickly as possible to help meet the NPC community’s urgent unmet medical needs.

			IntraBio Inc is pleased to announce that The New England Journal of Medicine (NEJM) has published the detailed results of the Phase 3, Pivotal Trial with N-acetyl-L-leucine (IB1001) for the treatment of Niemann-Pick disease Type C (NPC).

New England Journal of Medicine: Trial of N-Acetyl-l-Leucine in Niemann–Pick Disease Type C

The publication presents the efficacy and safety data from the Pivotal, randomized, placebo-controlled, crossover trial (IB1001-301; NCT05163288), where IB1001 showed a statistically significant improvement in neurological signs and symptoms, functioning, and quality of life in pediatric and adult NPC patients with IB1001 versus placebo. As previously reported, the trial met its primary and secondary endpoints and showed a very favourable safety profile with no serious adverse reactions.

A short Quick Take, an animated two-minute video, summarizing the highlights and key findings from the research article, is also available on NEJM.org 

“The publication of the IB1001-301 clinical trial results by the New England Journal of Medicine reinforces our findings that IB1001 is a breakthrough for the treatment of Niemann-Pick disease type C and neurodegenerative diseases” said Kyriakos Martakis, MD, Principal Investigator from Justus Liebig University of Giessen, Germany. “The findings of this placebo-controlled Phase III trial match what we saw in the Phase IIb trial, where IB1001 also improved patients’ symptoms and significantly improved their everyday functioning (e.g., in motor and cognitive performance) and quality of life.  In the extension phase of this study, we saw long-term treatment had a clear disease-modifying effect. It is my hope that IB1001 is approved as quickly as possible so it can be available for NPC patients, as I strongly believe IB1001 will change the course of this disease.”

 

IntraBio has filed a New Drug Application (NDA) with IB1001 for the treatment of NPC with the US Food and Drug Administration (FDA) in January 2024. The FDA has a 60-day filing review period to determine whether the NDA is complete and accepted for review.  IntraBio intends to submit its Marketing Authorization Application to the European Medicines Agency in Q2 2024. IntraBio remains dedicated to making IB1001 available to patients and families as quickly as possible to help meet the NPC community’s urgent unmet medical needs.

			PDF Press release full enrolement

			Cyclo-Therapeutics-Announces-Positive-Outcome-from-Type-C-Meeting-12.18.2023

			Introducing the newly elected INPDA International Niemann-Pick Disease Alliance Executive Committee (from left to right); Sarah Janetta, Executive Communications Officer, Joslyn Crowe, Vice President, Sandy Cowie, President and Toni Mathieson, Executive Secretary.



We are so proud of the team we have on board and are sure that all of the energy, enthusiasm, and ideas presented at our recent Biennial meeting in Tarragona, Spain, will carry us through and help us to progress even further with their support!

Please give them a warm welcome!

#niemannpick #community #executive #INPDA

			Zevra Acer Deal Close INPDA NPC PAG Letter_FINAL_FINAL

			pfriegers_digest_09_EN

			Zevra NPC advocacy letter_New CEO_ Final

			Niemann-Pick Disease Awareness Month is the perfect time to acknowledge the invaluable role that siblings play in providing support and love to their affected family members.

Cuando Alejandro tenía 2 añitos, llegó al mundo su hermana tan esperada, Natalia. Les encantaba jugar todo el rato, pero Alejandro siempre ha cuidado mucho de su hermana. Les encantaban las fiestas del cole ¡porque podían disfrazarse!

 Alejandro siempre ha sido un niño muy bueno, todo lo que pedía su hermana se lo daba, y se lo sigue dando. A Natalia le encanta comer y él le regalaba sus galletas. Le encantaba coger a su hermana y acercarse al kiosko que tenían sus padres ¡para comer todas las chuches posibles!

Ahora Alejandro ha crecido y sabe todo a cerca de la enfermedad Niemann-Pick, no se pierde ningún detalle sobre los ensayos clínicos, las pastillas que se tiene que tomar su hermana y, por supuesto, ayuda siempre a su hermana y a toda su familia. Tres adjetivos que le describen son: responsable, humano y cariñoso.

“Todo se logra con esfuerzo y esperanza”, este es el mensaje que quiere mandar a todos los hermanos y familias afectadas por esta enfermedad.


English version:

When Alejandro was 2 years old, his long-awaited sister, Natalia, came into the world. They loved to play all the time, but Alejandro has always taken great care of his sister. They loved school parties because they could dress up!


Alejandro has always been a very good child, he gave her everything his sister asked for, and he continues to give it to her. Natalia loves to eat and he gave her his cookies. He loved to take his sister and go to the kiosk his parents had to eat as many sweets as possible!

Now Alejandro has grown up and knows everything about Niemann-Pick disease, he doesn’t miss any details about the clinical trials, the pills his sister has to take and, of course, he always helps his sister and his entire family. Three adjectives that describe him are: responsible, human and affectionate.

“Everything is achieved with effort and hope”, this is the message he wants to send to all the siblings and families affected by this disease

#NiemannPickAwarenessMonth #SiblingSpotlight #SiblingsSupport #INPDACommunity #INPDA
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