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16th March 2022 

Dear Dr Enzmann,  

I write in my capacity as the President of the International Niemann-Pick Disease Alliance (INPDA), and 
on behalf of our 23 member organisations, who advocate on behalf of patients and families affected by 
Niemann-Pick diseases in 17 countries.  We would like to request your attention in a matter of concern 
for our Niemann-Pick type C (NPC) patient community.   

NPC is a progressive, ultra-rare and significantly life limiting neurodegenerative disorder that is pan-
ethnic and affects all age groups.  It is impossible to overstate the devastating consequences of this 
disease for affected individuals and their families.  The heterogenous nature, challenging symptoms and 
inevitable fatal outcome of NPC impose a major burden upon patients, their families, health services and 
society. Confronted with a diagnosis of which most people have never heard, families face daily 
challenges in accessing the medical care and social support they need. 

Orphazyme A/S, a Danish biopharmaceutical company, has been developing arimoclomol as a potential 
therapy for NPC.  Through a public press release on 23rd February,1 we learned of a negative trend vote 
on the MAA for arimoclomol and the likely indication that the CHMP will not approve arimoclomol when 
it convenes by the end of March 2022. 

Since the inception of this clinical trial, expert advocates and patient representatives from the global NPC 
community have contributed substantial time, insight and experience as the product transitioned from 

 

1 Orphazyme A/S. Orphazyme announces update on regulatory review of arimoclomol in the European Union. 
2022. 
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preclinical studies, to where it is today. Arimoclomol has been shown to be safe and effective through a 
robust clinical program and has received Orphan Drug and Rare Paediatric Disease Designations.2 

Whilst there is, as yet, no prospect of a curative therapy for NPC, the EMA approval of miglustat in 2002 
changed the lives of NPC patients and their families.  Miglustat, a disease modifying therapy that has 
been shown to slow the progression of this disease, is now recommended as the standard of care for 
NPC patients.3 However, miglustat is not tolerated by all patients and on its own is not enough to 
address the high level of unmet medical need in this patient community. 

The benefits of arimoclomol alongside miglustat as standard of care, have been evidenced through the 
trial data and by patients who demonstrate disease stability.   Disease stability, or slowing of 
progression, is widely seen as a meaningful and important outcome for patients. This is reflected in the 
opinion of expert clinicians, who recognize that whilst symptom reversal is unlikely, an achievable goal is 
to slow or halt progression, which has life changing impact for patients and their families, bringing better 
quality and quantity of life.   

We would like to highlight the experience of patients affected by Cystic Fibrosis (CF) and the many, 
sometimes small, improvements to their medical care seen over many years, that are responsible for the 
improved survival and quality of life of CF patients today.  The median predicted survival age for CF 
patients has increased from 25 years in 1985 to 46 years based on 2019 registry data, with babies who 
are born in 2019 or after, predicted to live to be 48 years or older. The length of survival is due to better 
insights into the natural course of the disease leading to treatments that target respiratory infections, 
inflammation, mucociliary clearance, and nutritional status.  It has already been widely acknowledged 
that NPC will require a similar combination approach to therapies, with one solution not appropriate for 
all. Due to the rarity and therefore low numbers of NPC patients, plus the high degree of clinical 
variability, measuring efficacy of potential therapies is challenging in clinical trials; for instance, only 
recently has the effects of miglustat on neurological NPC manifestations been assessed, with benefits 
ranging from cellular changes in the brain through to visible clinical improvements and improved 
survival.4 

We were integral to the creation of the International Niemann-Pick Disease Registry (INPDR), which 
collects global and longitudinal clinical and genetic data at an individual patient level, plus patient 
reported outcomes.5  Enormous progress has been made in this work and the INPDR will have 

 

2 Patterson M, Mengel E, Da Riol R, Del Toro M, Deodato F, Gautschi M et al. Persistent Effect of Arimoclomol in 
Patients with Niemann-Pick Disease Type C: 24-Month Results from an Open-Label Extension of a Pivotal Phase 2/3 
Study. Abstracts of the 46th Annual Meeting of the Society for Neuropediatrics. 2021;. 
3 Geberhiwot T, Moro A, Dardis A, Ramaswami U, Sirrs S, Marfa M et al. Consensus clinical management guidelines 
for Niemann-Pick disease type C. Orphanet Journal of Rare Diseases. 2018;13(1). 
4Pineda M, Walterfang M, Patterson M. Miglustat in Niemann-Pick disease type C patients: a review. Orphanet 
Journal of Rare Diseases. 2018;13(1). 
5 Bolton S, Soran V, Marfa M, Imrie J, Gissen P, Jahnova H et al. Clinical disease characteristics of patients with 
Niemann-Pick Disease Type C: findings from the International Niemann-Pick Disease Registry (INPDR). Orphanet 
Journal of Rare Diseases. 2022;17(1). 
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applications in pharmacovigilance, efficacy monitoring, trial control groups, natural history studies and 
epidemiology. 

Time, however, is not on our side. There are multiple and complex issues in therapy development in 
NPC, including its rarity, clinical heterogeneity and a lack of accepted surrogate endpoints, which pose 
particular challenges in conducting clinical trials.  The INPDA is supportive of innovative and collaborative 
research work to increase understanding and explore further treatment options. We have learnt that 
placebo-controlled studies are frequently neither ethically appropriate nor additionally informative for 
therapies in our disease and we are actively working with sponsors and other stakeholders to find 
innovative and safe ways to develop effective and accessible therapeutics.  

We understand that these challenges will require cross-sectoral consultation, collaborative action and 
considered effort to find appropriate solutions.  Whilst this important work takes place, we would like to 
respectfully urge you, as you consider the future of arimoclomol, which has a favourable risk/benefit 
profile and has been shown to improve the lives and prognosis of those affected by this relentlessly 
progressive disease, to fully take into account the potential impact of reducing the treatment options 
available to patients now.  We invite you to learn more about the impact of NPC and the work of the 
INPDA via our website www.inpda.org.  
 

Yours sincerely, 

 
Sandra Cowie, President, INPDA, on behalf of: 
 

 
INPDA EU Organisations: 

 

 

 

 
  

 Niemann-Pick France  Vaincre Les Maladies 
Lysosomales 

Niemann-Pick 
Selbsthilfegruppe 

Associazione Italiana 
Niemann-Pick 

      
 

 

 

 
  

 Niemann-Pick Suisse  Niemann-Pick 
Foreningen I Norge 

Volwassenen, 
Kinderen en 

Stofwisselingsziekten 

Fundacion Niemann-Pick de 
España 
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   Asociación ASMD 

España 
Associacion Niemann-
Pick de Fuenlabrada 

 

      
 

 
 
INPDA Global Organisations: 

  
 

Associacion Niemann-Pick de 
Argentina 

 

Australian NPC Disease 
Foundation 

Associação Niemann-Pick Brasil 
 

   
Niemann-Pick Canada Niemann-Pick UK (NPUK) 

 
National Niemann-Pick Disease 

Foundation 
 

   
Niemann-Pick B R-S 

 
The Hollie Foundation 

 
The Wylder Nation Foundation 

 

 

 
 

 

 LSD Society and Niemann-Pick 
Community Pakistan 
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Niemann-Pick Community Organisations: 

 
 

 

Ara Parseghian Medical Research 
Fund 

Dana’s Angels Research Trust Hide & Seek Foundation 

 

 

 
The Firefly Fund Hope for Hayley Hope for Marian 

 
 
Signed and Supported by members of the global NPC Community: 
 

Cara Gilmore Joanna Blathras Paul and Cheryl Marcogliese 
Lenette M Ferguson Loredana Filiberti Teleasha Smith 
John J Ferguson Nancy kounadis  Sanjay Kambhatla 
Wendy B Peebles Ana Preto Barbara Lazarus 
Mihaela Adriana Costache  Sabrina Venturini Daniel Lazarus 
Kari Lato Isabelle gatti David Lazarus 
Elsa Burgos Lucia Zara Gary A Lazarus 
Daniel A. Reynolds Lisa Germile Alec Koujaian for me & my sister Hayley 
Justin Hopkin Sara and Paul McGlocklin  Gail Koujaian 
Marlita Myers  Rema campione Harry Koujaian 
Jonathan Jacoby Amanda Barberio Chantal Payette 
Amy Bianchi Clara ferraro Gauri Kambhatla  
Chip Stites Claudia Andrea Manzur Dominique Vallee 
Dawn Stites Gary and Julie Moore  Giovanni Barberio 
Marisa Filiberti  Claudia Sepulveda-Filiberti Gauri Kambhatla 
Martina Schavione  Iria Pereira Dominique Vallee 
Julie Chilelli  Diana Rossi  Giovanni Barberio 
Mary Colasurdo  Mylena Darasmo Dorothea Seifert 
Mary Colasurdo  Sabrina Stirpe Vince Demarte 
Amanda Lisio  Jessy Santaella Mónica Casmano 
Mary Leone Nadezhda Kiseleva Mara Demarte 
Kamila Gomes Moreira Dal’Col Diniz  Alena Bogucki Andreas Hediger 
Karla Rivera  Lindsay Woodard Alicia Demarte 
Gustavo Gabriel Diniz  Jen Barton Dominique Demarte 
Michael and Amanda Wallace Debbie Kaflowitz Daniel Demarte 
Angela Lombardo Jenna Weets Lisa Tauszig 
Barbara Barrasso  Karen Quandt Alexander Kray 
Laura Dallorso Wade & Lori Wells Anja Schäfer 
Marilena Rotondo  Kristen Wells  Bryan Hadley 
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Vincenzo Scime  Sydnye Wells  Christian Rehfeldt 
Flora Lea Hoopes Marina Klaric 
Jessica Papadatos Aaron Wells Karlo Klaric 
Gayathri Devi Akella Krissy Florkiewicz Vanessa Barberio 
Annapurna Kambhatla Julia Vaenas  Mandy Whitechurch 
Anjani Raja Julie Isabelle Miville Matthew Lloyd 
Ram Palkodaty Sabrina Sepulveda Filiberti Timothy Lloyd 
Nirmita Palakodaty Mauro Sepulveda Pamela Gallimore-Wong 
Leroux nancy Carla Mariano Birgt Kraus  
Alison Urton  Hudson Medwell  Andrew Adams  
Susanna Kaiser Holly Medwell Taylor Adams  
Jessica Lansdown  Austin Medwell Aaron Adams  
Mirna Paroci Sissel cardenas Stephanie Wong 
Renee Staska Kellie Adams  Kimberly Coppola 
Pooja Rai Sara Ströer Andrew Coppola 
Vincenza Di Salvo  Ravi Kanth Mahidhara David Coppola 
MAHENDRA PRASAD RAI Dr. S V N L LALITHA  Marinella De Cotiis 
Chiara Parisi Srikanth Kambhatla Cristina Papadatos 
michael william smith Sylvain Schärli Carla Pellizzari 
Sabina Bellanca  Nagendra Palakodaty Bonnie campione  
Amanda Hodgson Dr.Krishna Reddy Vuyyuru Monica Citton 
Autumn Hodgson  Sri Pal Nancy Ruscitto 
Terri Grande D Kalyan Rosanna Iorio 
Sonja Bučić  Dr Badugu Suresh Payal Rai 
Diana Takac Ravi Kumar Tata Visalakshmi Tata 
Boppana Nikhila R B R PRAKASH Vijay Karthikeyan Tata 
Vijay Karthikeyan Tata Radhika Chalemela surekha.gundapaneni 
Lalitha Renuka Tata Stephanie Vinet Larissa Andrews 
Swapna Ganapaneni Luciana Franceschini  Mrudula Yelamanchi 
Tulasi Bradley Kowalski Nandakishore Kambhatla 
Dr.Jarupula Somlal Raphie lasorsa Meredith Piotti 
Rajeshwari Pasupula Cynthia fazzari Rama Rao Mahidhara 
Harika lakshmi sikhakolli  Aruna Kambhatla Sara and Mitch Peterka 
Dr.M.Sujatha  SARADA KOTA Priyanka Narayan 
Jyothirmayi Mahidhara Tanya De Nardis faathina hakeem 
Kathleen Philipp  Desu Bhanumathi  Ram Prakash Mahidhara 
Sreekanth Palavali Narapareddy Krishnapriya Marisa Brion-Di Zazzo  
surekha.gundapaneni Narapareddy Venugopal Reddy Giuseppe Di Zazzo 
Sasidevi Buchupalli Diana Lester Rosa D’Alessandro 
Corrado D’Inzeo Rambhatla Sarojini Rajesh Kops 
Anandhi Jayakumar Elisabeth Salvo Suresh Perugu  
Lesley Petts Sriharsh Rambhatla Mrs. Palavali Reddy Rani 
Amy Lustig Sivaramkumar VANGALA Anil Kamisetty 
Todd Lustig Rohan Palavali Aditya Venumbaka 
Carla Di Salvo Maya Palavali Satheesh Challaveera 
Laura Grassi Mogili Ramababu Dayakar Prabhakar 
Lindsay Goodridge Felicia nardolillo  Puri Malluru 
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Lu Termini Sesha Srinivas Atchyutuni Prasad R 
Lu Termini Parthasarathy Nidwika Vedanaparthi 
Michael Lloyd Sekhar Kaluvai Reddi Rani Barinepalle 
Gwen S Hughes Balakrishnaiah Enukonda Parandamaiah  
Gary W Hughes Tim & Leonnie Blick Mohana krishnaiah  
Tanmayasai keerthi. Venumbaka  Mohan Yeggoni Sreenivasa G Mulakala 
Monisha Yartha Anjaneyulu Pasala Tirumalesha Kuna 
Sivasai Nadella V. Bhargavi Naveen Javvadi 
Ashok Gajjala Rajasekhar Reddy Anuradha Kalidindi 
GIRIDHARA GOPAL RAJU AGILI Suman Bathina Kiran 
Bala M Pongapalu Palakurthi vivek Chandrasekhara Muppala  
Aeerb Chandramouli K  Subbaraov Konda 
Faye Lucas Đulsa Mešanović  Sreekanth Singana  
Beeram Lakshmi Narayana Reddy Venkat onkaram  Aithepalli Lakshmi Devi 
Bhargav K DAMODARA RAO BATHINA KrishnaPriya Gelli 
Jaya Kumar Seelam Hanumanthu Gorla Sailaja Kandala 
Aneel Choppa Sunil Kumar Batchu  Tsr reddy 
Naveen Muramreddy Nathan Ganugapanta Anna-Maria Gentile 
Mahesh Kumar Reddy Vasudeva Angalakuditi Raja Chelimilla 
Venkat Ramana Amisetty HEMENDRA KUMAR K Vamsi Krishna Sanisetty 
Dr. NB Venkateswarlu Lakshminarayana Kopparapu  Balakrishna P 
Edmund Fabianski Bramarambika Sireesha Perugu  Ram Nanda 
Anilkumar Senesetti Madhav Byraboina  Nijagala Bhaskar 
Avinash Thummadi  N S King3 Ravi Gandavarapu 
Jennifer Yeggoni  Hari Dommaraju Vinay C 
Vyskoreva Victoria Viktorovna Lakshmi P Mullaguru Marcelo Minotti 
Kiran kumar reddy Charanbabu Karnam Ling bin 
Nagasesha Kalimi Murali Valluri Shankar Krishnamoorthy 
Meeraiah Etigunta Heinrich Hermyt Chagla Mohammed Chand Syed 
SV RAJACSEKHAR Adhuna Phogat Joanna  
Madhuri depuru  Nataliia Stratiychuk Ahmed Alpuri  
Ramya Krishna Puttur Georgina Abbott Ravi Teja Guptha Nichenametla 
Keri Sellers Michelle Taylor Lucia Moriello Barberio  
Raj Mente PETER James Taylor  Ravi kumar tatavarti  
Ramanjana Reddy Motati ANNABELLE LYDIA TAYLOR  Laura Prata 
Kumarbabu vanapalli  Aparna Jandhyam  Jinkala sreedevi  
Claudia Rugamas  A b venkat Subba reddy Kishore  
Pranavi Kalimi prabhakar c Sreelatha Jinkala 
Gayathri JS Norman Hull Victoria Ridley 
VIMALA Mandala Matteo Zonta  Helen Carter 
G Abbaiah Nicholas Lyras Dana Smith 
Marlena Lyras-Hull Sadhana bodavula  Peter Carter 
Kiara Lyras-Hull Tonya Kain John Lee Taggart 
Leah Lyras-Hull Audun Blegen Christine Jopling 
Penelope Lyras Toni Mathieson Michael Liddle 
Laura Bell Stewart Mathieson Ann Liddle 
Louise Metcalfe Steven Neal Roy Neal 

mailto:info@inpda.org


 
Office Address: Suite 2, Vermont House, Concord, Washington, Tyne and Wear, NE37 2SQ 

Telephone 00 44 191 415 0693  Email info@inpda.org 
Registered Charity Number 1150256. Company Registered in England and Wales No. 08280679 

Lisa Chavez Marella Family Rickey and Denise Miller 
Dr Sivaprasad Naidu Nallapati Aaron Burroughs Tania Martone 
Joanne Coombes Rhys Williams Rares Danciu 
Joan Doyle Susan Green Michelle Hardy 
Sarah Gale Nadia Slatch Lucy Darsey 
Billy Britt Rachael Bardo Millie Pethig 
Emily Leonard Emily Fitzgerald Luke Leonard 
Simon Bilsland Eleese Darsey Tina Robbins 
Els Darsey Sarah Green Linda Wren 
Victor Wren Chloe Maria Kennedy Jo Way 
Nichola Clark Coral Timon Jack Greenway 
Amanda Townsend Amy Townsend Scott Dawson 
Bow Victoria Bardo Sandra Bowers Susie Buckley 
Sarah Jones Leanne Hobbs-Smith Stuart Smith 
Sami Hobbs Smith Amber Thompson Sally Davis 
Samantha Jefferies Nancy Arnold Natalie Sewell 
Louisa Robins Corin Elizabeth Jessup Adrienne Dawson 
Harriet Neal Amber Smee Melina Tomas 
Charlie Eastwood Maria Hayles Amanda Gabrielsen 
John White Steve Bardo Gayle Gamble 
Anna Poppmacher Jake Robins Angela Hemsley 
Jason Zweers Angela Spells Gracey-May Bevan 
Alison Ayers Georgie Louise Sharpless Lynette Niles 
Maya Shaps Niamh Robb Sarah Darsey 
Kate Locke Ashleigh Jeffries Gracie Mae Bardo 
Chey Godfrey Brigitte Atkinson Karen Tonge 
Zoe McDonnell Moumita Banerjee Jessica Kearney 
Laura Darsey Marni Worley R Jones 
Emma Colley Kym Grace Jenna Orme 
Daniel Joseph Hutchinson Sasha Try Kerys Tolfree 
Dior Bonello Freya Lily Stark Katie Stevens 
Mia Crichton Natasha Jacobs Charlotte Gunn 
Scarlet Scorgie Deborah Jones Frankie Reynolds 
Melanie Monteith Benjamin Daborn DeAnna Odeh 
Graham Kirk Norman Lloyd Barbara Lloyd 
Marie-Claire Traynor Steven Darsey Sasidhar Murikinati 
Hayley Moore Sara Brutocao Claire Houselander 
Aiden Kearney Laura Jeffrey Clare License 
Meghan Mackinnon Rachel Cooke Aaron Burroughs 
Sarah Stannard Angela Hemstock David Key 
Michelle OBrien Olivia Clay Jessie Hobbs  
Kerrey Radford Maria Fuller Tania Pearce 
Dr Ann Hale Lindsey Bendell Michelle Murat 
Holly Middleton Dana Smith Laurie Turner 
Rebecca McGuire Eric Turner Jill Beirl 
Samantha Butler Jean Oberstadt  
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