
WMS2023 Sponsorship Opportunities Page 1

WMS2023 Congress
3rd-7th October 2023
wms2023.com

SPONSORSHIP
OPPORTUNITIES

WMS2023.COM

MEET OUR 
INDUSTRY PARTNERS

3rd-7th October 2023 Charleston, USA
The 28th Annual Congress of the World Muscle Society

Version:September 2023

http://wms2023.com


WMS2023 Sponsorship Opportunities Page 2

WMS2023 Congress
3rd-7th October 2023
wms2023.com

CONTENTS President’s Welcome 3
Welcome 4
Congress Venue Information 5
Floor Plan 6
Sponsors & Exhibitors 7
Congress Supporters 8
Industry Symposia Schedule 11

http://wms2023.com


WMS2023 Sponsorship Opportunities Page 3

WMS2023 Congress
3rd-7th October 2023
wms2023.com

President’s Welcome

Dear members of the World Muscle Society, friends and colleagues,

Welcome to the 28th annual congress of the World Muscle Society in Charleston, South Carolina.

It’s great to be back together again. It’s our second consecutive trip to continental North America after our Halifax 
Congress last year. Our next two Congresses will be in Europe (Prague in 2024 and Vienna in 2025) and then 
we’ll make only our second ever visit to Japan when we host the Hiroshima Congress in 2026. Look out for the 
announcement during this Congress of where we will go in 2027. 

Whether you’re attending in person or joining virtually, you can expect all the usual features of a great WMS Congress: 
lively discussions at the poster boards, informal networking at coffee breaks, and four days of the latest scientific and 
clinical developments in the field of neuromuscular disorders. 

This year, we have also added a suite of new elements: for the first time, we are hosting a ‘Career Development 
Workshop’, and a session for ‘Interesting Case Discussions’ as well as a series of live, informal Myology Café sessions. 
We have arranged these new activities to promote inclusion, particularly for early career researchers and clinicians and 
I hope many of you will take part. 

On behalf of the Executive Board, I would like to thank our sponsors and exhibitors for their support in enabling this 
Congress to go ahead. I would also like to extend particular thanks to our Local Organising Committee, Programme 
Committee and Management Team for their hard work behind the scenes. 

I very much look forward to speaking to as many of you as possible over the course of the Congress. I urge you all 
to take this opportunity to build new connections. Say hello to the people whose work you admire or whose career 
interests you. Our Society is at its strongest when we make our global work local. 

With very best wishes,
 

Volker Straub
President

http://wms2023.com
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Welcome

Lindsay Alfano and Conrad “Chris” Weihl
Congress Co-Chairs

Dear delegate,
 
Welcome to Charleston! It is our great pleasure to host you here in the USA.
 
Our 28th annual Congress is set to be the biggest yet. Not only are we in a venue that enables us to grow our 
attendance, but we also have a packed programme full of engaging and enlightening sessions.
 
You can find the full programme in our app and your joining email will include details of the sessions you have 
selected. 

This year we will cover three core topics: 
• Topic 1 - Understanding phenotypic and genetic diversity in neuromuscular disorders
• Topic 2 - Pathobiology of neuromuscular expansion disorders
• Topic 3 - The effect of lifestyle, exercise and nutrition on neuromuscular pathology and outcomes 
 
Each day a plenary session will be dedicated to the selected topics. Speakers will summarise the state of the field on 
the selected topics, covering clinical, molecular and other aspects.
 
As well as our plenary sessions, we will have opportunities to explore the latest science in any number of areas. Our 
poster presentations always lead to fascinating discussions and this year promises to be just as lively as any other. Our 
Prize Giving ceremony on Saturday morning also celebrates innovation and excellence in our field. We’ll look forward 
to seeing you there. 
 
Our thanks to the Executive Board for selecting Charleson, South Carolina as the host city for the 28th Annual 
Congress, to our fellow members of the Local Organising Committee and Programme Committee for their tireless 
efforts to ensure a successful event and to everyone involved in organising this year’s meeting. It has very much been a 
team effort!
 
With best wishes

http://wms2023.com
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Congress Venue

The Charleston Area Convention Center in North Charleston is located just minutes from the Charleston International 
Airport and a short shuttle ride to the Historic District.

Charleston Area Convention Center in North Charleston, 5001 Coliseum Drive, North Charleston, SC 29418, U.S.A.

https://www.northcharlestoncoliseumpac.com

http://wms2023.com
https://www.northcharlestoncoliseumpac.com
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Floor Plan
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Stand 
No. Company Name

1 CHILLIPHARMA/ATOM

2 F. HOFFMANN-LA ROCHE LTD.

3 UCB

4 NOVARTIS GENE THERAPIES

5 ITALFARMACO

6 PTC THERAPEUTICS INC

7 ARGENX

8 AMICUS THERAPEUTICS, INC.

9 DYNE THERAPEUTICS

10 NS PHARMA

11 OPTICS11LIFE

12 SAREPTA

13 SAREPTA

14 MYOLOGY CAFÉ

15 ARGENX

16 SANOFI

17 RED NUCLEUS

18 EDGEWISE THERAPEUTICS

19 SANTHERA/CATALYST 
PHARMACEUTICALS

20 CATALYST PHARMACEUTICALS, INC.

21 PFIZER

22 PEPGEN INC

23 TREAT-NMD

25 WAVE LIFE SCIENCES

Stand 
No. Company Name

26 ELSEVIER

27 NS PHARMA

28 ITHERA MEDICAL GMBH

29 MED LEARNING GROUP

30 ENTRADA THERAPEUTICS INC

31 UCB

32 RARE DISEASE RESEARCH, LLC

33 REGENXBIO INC.

34 AMYLYX PHARMACEUTICALS

35 PARENT PROJECT MUSCULAR 
DYSTROPHY

36 MUSCULAR DYSTROPHY ASSOCIATION

37 TEAM TITIN

38 DUCHENNE UK

39 THE RYR-1 FOUNDATION

40 JAIN FOUNDATION

41 LGMD2I RESEARCH FUND

42 COALITION TO CURE CALPAIN 3

43 JETT FOUNDATION/CASIM IR/EMMES

44 HEREDITARY NEUROPATHY 
FOUNDATION

45 CURE VCP DISEASE, INC.

46 MTM-CNM FAMILY CONNECTION

47 FSHD SOCIETY

48 CURE DUCHENNE

Sponsors & Exhibitors

http://wms2023.com
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WMS2023 Congress
Kindly supported by

PLATINUM

GOLD

http://wms2023.com
https://amicusrx.com/
https://www.pfizer.com/
https://edgewisetx.com/
https://www.ptcbio.com/
https://www.roche.com/
https://www.sanofi.com/en
https://www.sarepta.com/
https://www.ucb.com/
https://www.biogen.com/
https://www.medlearninggroup.com/
https://www.nspharma.com/
https://www.novartis.com/
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BRONZE

CONGRESS SUPPORTER

http://wms2023.com
https://www.amylyx.eu/
https://www.astellas.com/en/
https://www.argenx.com
https://catalystpharma.com/
https://www.chillipharm.com/
https://www.dyne-tx.com/
https://www.fulcrumtx.com/
https://www.italfarmaco.com/en-us/
https://www.optics11life.com/
https://www.pepgen.com/
https://rednucleus.com/
https://www.elsevier.com/en-xm
https://ithera-medical.com/
https://treat-nmd.org/
https://wavelifesciences.com/
https://www.aviditybiosciences.com/
https://www.regenxbio.com/home/
https://www.santhera.com/
https://www.entradatx.com/
https://www.rarediseaseresearch.com
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PATIENT ADVOCACY GROUPS

http://wms2023.com
https://www.curecalpain3.org/
https://www.curevcp.org/
https://www.duchenneuk.org/
https://www.hnf-cure.org/
https://www.jain-foundation.org
https://www.jettfoundation.org/
https://www.lgmd2ifund.org
http://www.mtm-cnm.org/
https://www.mda.org/
https://www.musculardystrophyuk.org
https://www.parentprojectmd.org/
https://smafoundation.org
https://ryr1.org/
https://titinmyopathy.com/welcome-2/
https://www.curevcp.org/
https://www.fshdsociety.org/
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  PAC Theatre   Exhibit Hall Theatre A1

16:30 -
17:30

WMS Industry Symposium 1
Bulbar function in spinal muscular atrophy: 
unmet needs and experiences from clinical 

practice

WMS Industry Symposium 2
Becker Muscular Dystrophy Natural History 
and ARCH, an Open Label Study in BMD: 

Putting the data in Context

07:30 -
08:30

WMS Industry Symposium 3
Duchenne Muscular Dystrophy: 

What Are the Measures That Matter?

WMS Industry Symposium 4
Developments in the Management of Late 

Onset Pompe Disease

19:15 -
20:15

WMS Industry Symposium 5
Dystrophin in Muscular Dystrophy: 

Evolving our Understanding

WMS Industry Symposium 6
Optimizing Care: Real World Experience in 

Patients with Late-Onset Pompe Disease

08:00 -
09:00

WMS Industry Symposium 7
Neurodevelopment and Degeneration in 
SMA: Focus on Upper-Limb Function in 

Children

WMS Industry Symposium 8
Connecting the dots: all-around care and 

evidence in Duchenne muscular dystrophy

Industry Symposia Schedule

Please see: https://www.wms2023.com/page/industry-symposia for other information.
All times are in local Charleston, South Carolina, USA time. 
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3rd-7th October 2023 Charleston, USA
The 28th Annual Congress of the World Muscle Society

http://wms2023.com
https://www.roche.com/
https://edgewisetx.com/
https://www.pfizer.com/
https://www.amicusrx.com/
https://www.sarepta.com/
https://www.sanofi.com/en/your-health/specialty-care
https://www.biogen.com/
https://www.ptcbio.com/
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Our passion 
for making a 
difference 
unites us.
Amicus is committed to 
improving the lives of patients 
and families a� ected by rare 
and orphan diseases.

       NP-NN-ALL-00020522

At the Forefront of Therapies for 
Rare and Orphan Diseases®

Come along to our in-person Myology Café Exhibitor Hall B 
(usually virtual) and find out about how to get involved:

Wednesday 4th October 2023 10:45-11:15 Social Media Committee

Wednesday 4th October 2023 13:45-14:15 New Members’ Event

Thursday 5th October 2023 11:00-11:30 Guidelines Committee

Friday 6th October 2023 10:00-10:30 
Myology Developments Across the World and Education Committees

Myology
Café

http://wms2023.com
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*This symposium is a non-CME program. CME credits will not be given for attendance. 

© Genentech, Inc. 2023. All rights reserved.

WMS 2023 Industry  
Symposium sponsored 
by Genentech,  
a member of the Roche Group

Join us at our satellite symposium* at WMS 2023 to exchange 
insights on bulbar function in spinal muscular atrophy (SMA) 
with our expert panel

Tuesday, 3 October 2023 | 16:30–17:30 EST  
Performing Arts Centre (PAC)

Prof. Katlyn McGrattan (Chair)
University of Minnesota, 

Minneapolis, USA

Dr Giorgia Coratti
Catholic University of the 
Sacred Heart, Milan, Italy

Prof. Giovanni Baranello
Great Ormond Street  

Institute of Child Health,  
University College London, 

London, UK
We look forward to seeing you there!

You are also invited to check out our data presentations at WMS!

M-XX-00014006 
Date of preparation: July 2023

Expert Panel

http://wms2023.com
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Expert Panel

This symposium is funded by Pfizer Inc
EM-USA-DMD-0029 
WMS Industry Symposium

Duchenne 
Muscular Dystrophy:
What Are the Measures That Matter?

WEDNESDAY, OCTOBER 4, 2023 | 7:30–8:30 AM EST

With the arrival of new treatments in Duchenne muscular dystrophy (DMD), we have witnessed a change in the 
disease trajectory. But what does this mean for the patient journey, and how does it impact the way we monitor 
disease progression and measure motor function? 
Join us for a one-hour symposium during which our expert panel, Prof Laurent Servais and Dr Tina Duong, will 
deep dive into functional assessment tools used in DMD, focusing on the North Star Ambulatory Assessment 
and how it correlates with the patients’ experience. 

WMS Industry Symposium 3 - Pfizer 
PAC Theatre , Charleston, South Carolina

Overview

Agenda

Introduction 

Considerations in Measuring DMD 
Function Today    

Motor Function in DMD: Focus on the 
North Star Ambulatory Assessment      

Q&A and Summary 

Faculty

Tina Duong, PT, PhD
Director of Clinical Outcomes 
Research & Development 
Division of Neuromuscular Medicine   
Stanford University 

Laurent Servais, MD, PhD
Professor of Paediatric 
Neuromuscular Diseases  
MDUK Oxford Neuromuscular Center  
Department of Paediatrics  
University of Oxford

http://wms2023.com
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Join us for an engaging and educational symposium 
led by expert faculty

Connecting the dots: 
all-around care and 
evidence in Duchenne 
muscular dystrophy

John Brandsema, 
MD, USA (Chair)

Continuity of all-around care: 
the importance of corticosteroid 

therapy in DMD

Thursday, October 5, 2023 
8:00–9:00 AM EDT
Exhibit Hall Theatre A1, 
Charleston Convention Center

Breakfast will be provideda

aPlease note, breakfast will be provided for in-person attendees only. PTC Therapeutics International Limited is committed to complying 
with state laws related to our interactions with healthcare practitioners. If you are a healthcare practitioner licensed in Vermont, we may 
not be able to provide you with the food offered at this symposium. 
bAtaluren is not licensed in the United States. Ataluren is indicated for the treatment of Duchenne muscular dystrophy resulting from 
a nonsense mutation in the dystrophin gene, in ambulatory patients aged 2 years and older in the European Member States and 
Iceland, Liechtenstein, Norway, Great Britain, Northern Ireland, Kazakhstan, Israel, Republic of Korea, Belarus, Russia, Brazil, Peru, Chile, 
Macedonia and Uruguay, and aged 5 years and older in the Kingdom of Saudi Arabia, and Ukraine (under special state registration). 
In Brazil, the indication is specific to male pediatric patients. The presence of a nonsense mutation in the dystrophin gene should be 
determined by genetic testing (ataluren Summary of Product Characteristics for respective countries).

DMD, Duchenne muscular dystrophy; nmDMD, nonsense mutation Duchenne muscular dystrophy.

This WMS symposium is organized and funded by PTC Therapeutics International Limited and is intended for healthcare professionals 
only. This session is not included in the main event CME/CPD credit offering.

© 2023 PTC Therapeutics International Limited. All rights reserved. Trademarks, registered or otherwise, are the property of their 
respective owners.

MED-ALL-ATLN-2300016 | Date of preparation: September 2023

WMS 2023 Industry Symposium sponsored by PTC Therapeutics

Alexandra Prufer de Queiroz 
Campos Araújo, PhD, Brazil

The big picture: totality of 
evidence for atalurenb 

use in nmDMD

Eugenio Mercuri, 
MD, PhD, Italy

7 years in: real-world evidence 
of atalurenb use in nmDMD

http://wms2023.com
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http://wms2023.com
https://www.nexviazyme.com/hcp/
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Jerry R. Mendell, MD
Professor, Nationwide Children’s Hospital
The Ohio State University College of Medicine
The Research Institute of Nationwide Children’s Hospital 
Columbus, OH

Moderator
Craig M. McDonald, MD
Department of Physical Medicine & 
Rehabilitation, Department of Pediatrics  
Director, MDA Neuromuscular Disease Clinics 
University of California Davis Health
Sacramento, CA

©2023 SAREPTA THERAPEUTICS. CONFIDENTIAL AND NOT FOR DISTRIBUTION. COPYING OF THIS MATERIAL BY 
ANY MEANS WITHOUT SAREPTA’S PRIOR WRITTEN CONSENT IS PROHIBITED. C-NP-US-2466 07/23

Join us for an expert-guided presentation where we will 
review the importance of dystrophin, heterogeneity of 
dystrophinopathies caused by mutations within the DMD 
gene, and explore how quantity, quality, and distribution of
dystrophin can play a role in determining its function.

SAREPTA THERAPEUTICS’ INDUSTRY SYMPOSIUM

Wednesday, October 4, 2023   
7:15 PM – 8:15 PM EST

Charleston Area Convention Center
PAC Theater 
North Charleston, SC

Evolving Our Understanding   

Dystrophin in 
Muscular Dystrophy

SAREPTA, SAREPTA THERAPEUTICS, and the SAREPTA Helix Logo are trademarks of Sarepta Therapeutics, Inc., 
registered in the U.S. Patent and Trademark O�ce and may be registered in various other jurisdictions.

Speakers

Emma Ciafaloni, MD, FAAN
Director, Pediatric Neuromuscular Program
Co-Director, MDA Neuromuscular Clinic
Professor of Neurology and Pediatrics
University of Rochester
Rochester, NY

http://wms2023.com
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Biogen-214429. June 2023
This symposium has been organized and funded by Biogen Global Medical. This session is not included in main conference CME/CPD credit.
Biogen products will be discussed at this event; please consult your locally approved information before prescribing nusinersen.

About the Artist

“I became an artist because the most important 
form of freedom is to realize yourself and to 
be who you are. I love creating magic, putting 
something together that is completely unusual 
and so unexpected that it takes people’s breath 
away. Something that is ahead of its time.  
Five steps ahead of what people think.”

Phil L. Herold is an internationally recognized artist 
who describes himself as a “cyberspace expressionist 
of the 21st century”. Born in Munich in April 1980, and 
diagnosed with SMA type 2 in early childhood, today  
Phil designs his large-format works of art on a PC,  
using a small joystick on his wheelchair. Thus, through 
only the minimal movement that he is left with, he 
continues to create, inspire, delight and challenge us.

WMS 2023 Industry Symposium

Thursday, October 5, 2023 
8:00 AM to 9:00 AM EDT | PAC Theatre 

Neurodevelopment and 
Degeneration in SMA:

Focus on Upper-Limb  
Function in Children

Nusinersen Prescribing Information. Biogen. Cambridge, MA, USA. Available from:  
https://www.spinraza.com/content/dam/commercial/spinraza/caregiver/en_us/pdf/spinraza-prescribing-information.pdf. Accessed July 2023. 

Angela Paradis, ScD
Biogen 

Cambridge, MA, USA

Basil Darras, MD
Boston Children’s Hospital 

Boston, MA, USA

Accumulated clinical experience is challenging us to rethink the relationship  
between motor pool composition and motor function. Please join our faculty  

as they critically examine the clinical data in nusinersen-treated non-ambulatory  
children, with a particular focus on assessing change in upper-limb function.

A light breakfast will be provided

Amy Pasternak, PT, DPT, PCS
Boston Children’s Hospital 

Boston, MA, USA

http://wms2023.com
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Duchenne Muscular Dystrophy:
What Are the Measures That Matter?

With the arrival of new treatments in Duchenne muscular dystrophy (DMD), we have witnessed 
a change in the disease trajectory. But what does this mean for the patient journey, and how 
does it impact the way we monitor disease progression and measure motor function?

Join us for a one-hour symposium during which our expert panel, Prof Laurent Servais and 
Dr Tina Duong, will deep dive into functional assessment tools used in DMD, focusing on the 
North Star Ambulatory Assessment and how it correlates with the patients’ experience. 

WMS Industry Symposium 3 - Pfizer 
PAC Theatre , Charleston, South Carolina

Duchenne 
Muscular Dystrophy:
What Are the Measures That Matter?

WEDNESDAY, OCTOBER 4, 2023 | 7:30–8:30 AM EST

Overview

Faculty
Laurent Servais, MD, PhD
Professor of Paediatric 
Neuromuscular Diseases  
MDUK Oxford Neuromuscular Center  
Department of Paediatrics  
University of Oxford

Tina Duong, PT, PhD
Director of Clinical Outcomes  
Research & Development 
Division of Neuromuscular Medicine   
Stanford University 

This symposium is funded by Pfizer Inc
EM-USA-DMD-0024
WMS Industry Symposium

This symposium is funded by Pfizer Inc
EM-USA-DMD-0024
WMS Industry Symposium

Learning Objectives Agenda

Introduction 

Considerations in Measuring DMD 
Function Today    

Motor Function in DMD: Focus on the 
North Star Ambulatory Assessment      

Q&A and Summary 

• Understand the typical patient journey in  
 DMD and the disease trajectory 

• Discuss the importance of functional     
 assessment tools in DMD and what      
 clinicians and patients can and should    
 expect from these

• Understand the strengths and limitations  
	 of	different	assessment	tools,	such	as	the		
 North Star Ambulatory Assessment     
 (NSAA) rating scale 

• Discuss how functional assessment tools  
 can be best utilized in clinical practice and  
 in research 

http://wms2023.com
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• Discuss how functional assessment tools  
 can be best utilized in clinical practice and  
 in research 
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Summary of Information for EMFLAZA® 

What is EMFLAZA® (deflazacort) used for? 
Emflaza is a prescription medicine used to treat 
Duchenne muscular dystrophy (DMD) in patients  
2 years of age and older.

When should I not take EMFLAZA? 
Do not use if you have had hypersensitivity,  
including allergic reactions, to deflazacort or any  
of the inactive ingredients.

What warnings should I know about EMFLAZA? 

• EMFLAZA can cause changes in endocrine function. 
Do not stop taking EMFLAZA, or change the 
amount you are taking, without first checking with 
your healthcare provider, as there may be a need 
for gradual dose reduction to decrease the risk 
of adrenal insufficiency and steroid “withdrawal 
syndrome”. Acute adrenal insufficiency can occur 
if corticosteroids are withdrawn abruptly, and 
can be fatal. A steroid “withdrawal syndrome,” 
seemingly unrelated to adrenocortical insufficiency, 
may also occur following abrupt discontinuance 
of corticosteroids. For patients already taking 
corticosteroids during times of stress, the dosage 
may need to be increased.

• There is an increased risk of infection when taking 
EMFLAZA. Tell the healthcare provider if the patient 
has had recent or ongoing infections or  
if they have recently received a vaccine.  
Medical advice should be sought immediately if  
the patient develops fever or other signs of 
infection. Patients and/or caregivers should be 
made aware that some infections can potentially 
be severe and fatal. Warn patients who are on 
corticosteroids to avoid exposure to chickenpox 
or measles and to alert their healthcare provider 
immediately if they are exposed.

• EMFLAZA can cause an increase in blood pressure 
and water retention. If this occurs, dietary salt 
restriction and potassium supplementation may  
be needed.

• There is an increased risk of developing a hole in 
the stomach or intestines in patients with certain 
stomach or intestine disorders when taking 
corticosteroids like EMFLAZA. 

• EMFLAZA can cause severe behavioral and  
mood changes. Seek medical attention from the 
health care provider if any behavioral or mood 
changes develop.

• There is a risk of osteoporosis with prolonged  
use of EMFLAZA, which can lead to vertebral  
and long bone fractures.

• EMFLAZA may cause cataracts or glaucoma  
and a health care provider should monitor for these 
conditions if corticosteroid therapy is continued  
for more than 6 weeks.

• Immunizations should be up-to-date according  
to immunization guidelines prior to starting therapy 
with EMFLAZA. Live-attenuated or live vaccines 
should be administered at least 4 to 6 weeks  
prior to starting EMFLAZA. Live-attenuated or  
live vaccines should not be used in patients  
taking EMFLAZA.

• EMFLAZA can cause serious skin rashes.  
Seek medical attention at the first sign of a rash.

• Rare instances of anaphylaxis have occurred  
in patients receiving corticosteroid therapy,  
including EMFLAZA.

What should I tell my health care provider? 
Tell the health care provider about all medical 
conditions, including if the patient:

• is pregnant or planning to become pregnant. 
EMFLAZA® (deflazacort) can harm your  
unborn baby. 

• is breastfeeding or planning to breastfeed. 
EMFLAZA may appear in breastmilk and  
could affect a nursing child.

Certain medications can cause an interaction  
with EMFLAZA. Tell your healthcare provider of all the 
medicines you are taking, including over-the-counter 
medicines (such as insulin, aspirin or other NSAIDS), 
dietary supplements, and herbal products. Alternate 
treatment, dosage adjustment, and/or special test(s) 
may be needed during the treatment.

What are the side effects of EMFLAZA? 

The most common side effects of EMFLAZA include 
facial puffiness or Cushingoid appearance, weight 
increased, increased appetite, upper respiratory 
tract infection, cough, frequent daytime urination, 
unwanted hair growth, central obesity, and colds. 
These are not all of the possible side effects of 
EMFLAZA. Call your doctor for medical advice about 
side effects. 

To report an adverse event, please call 1-866-562-4620 
or email at usmedinfo@ptcbio.com. You may also 
report side effects to FDA at 1-800-FDA-1088 or at 
www.fda.gov/medwatch.

STUDY INFORMATION

Real-world outcomes of long-term  
prednisone and deflazacort use in patients 
with Duchenne muscular dystrophy: 
experience at a single, large care center. 

Objective: To assess outcomes among 
patients with DMD receiving deflazacort or 
prednisone in real-world practice. 

Methods: Clinical data for 435 boys with 
DMD from Cincinnati Children’s Hospital Medical  
Center were studied retrospectively using time-to-event and regression analyses. 

Results: Median ages at loss of ambulation were 15.6 and 13.5 years among deflazacort- and 
prednisone-initiated patients, respectively. Deflazacort was also associated with a lower risk of 
scoliosis, improved ambulatory function, greater % lean body mass, shorter stature, and lower 
weight, after adjusting for age and steroid duration. No differences were observed in whole body 
bone mineral density or left ventricular ejection fraction. 

Marden JR, Freimark J, Yao Z, Signorovitch J, Tian C, Wong BL. Real-world outcomes of long-term 
prednisone and deflazacort use in patients with Duchenne muscular dystrophy: experience at a 
single, large care center. J Comp Eff Res. 2020;9(3):177-189. doi:10.2217/ cer-2019-0170.

Delayed onset of scoliosis
(curved spine)

Preserved lung function

Over 11.9 years, 17.9% of patients 
developed scoliosis taking prednisone 

vs 7.9% taking deflazacort.

*Forced vital capacity is a type of test 
that measures the amount of air your 
son can inhale and exhale.

EMFLAZA® has been  
shown to preserve muscle  
strength and function

In a clinical trial of 196 boys aged 5 to 
15 with Duchenne muscular dystrophy, 
the effectiveness and safety of 
EMFLAZA was compared with placebo 
(sugar pills) and prednisone. EMFLAZA 
improved muscle strength at 12 weeks 
compared with placebo (0.15 change 
in strength score vs -0.10 change in 
strength score)

*These findings were not considered statistically significant. 
This means that because the two groups studied were not 
large enough, the results could have occurred by chance.

ADVERTISEMENT

Emflaza® is a registered trademark of PTC 
Therapeutics, Inc. © 2022 PTC Therapeutics, Inc.  
All Rights Reserved.
US-EMF-0292 11/22

PLAYING LIKE

BROTHERS
BECAUSE THEY CAN

Actual EMFLAZA patients.

Mikey,
Age 9 

Reid,
Age 7
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Summary of Information for EMFLAZA® 

What is EMFLAZA® (deflazacort) used for? 
Emflaza is a prescription medicine used to treat 
Duchenne muscular dystrophy (DMD) in patients  
2 years of age and older.

When should I not take EMFLAZA? 
Do not use if you have had hypersensitivity,  
including allergic reactions, to deflazacort or any  
of the inactive ingredients.

What warnings should I know about EMFLAZA? 

• EMFLAZA can cause changes in endocrine function. 
Do not stop taking EMFLAZA, or change the 
amount you are taking, without first checking with 
your healthcare provider, as there may be a need 
for gradual dose reduction to decrease the risk 
of adrenal insufficiency and steroid “withdrawal 
syndrome”. Acute adrenal insufficiency can occur 
if corticosteroids are withdrawn abruptly, and 
can be fatal. A steroid “withdrawal syndrome,” 
seemingly unrelated to adrenocortical insufficiency, 
may also occur following abrupt discontinuance 
of corticosteroids. For patients already taking 
corticosteroids during times of stress, the dosage 
may need to be increased.

• There is an increased risk of infection when taking 
EMFLAZA. Tell the healthcare provider if the patient 
has had recent or ongoing infections or  
if they have recently received a vaccine.  
Medical advice should be sought immediately if  
the patient develops fever or other signs of 
infection. Patients and/or caregivers should be 
made aware that some infections can potentially 
be severe and fatal. Warn patients who are on 
corticosteroids to avoid exposure to chickenpox 
or measles and to alert their healthcare provider 
immediately if they are exposed.

• EMFLAZA can cause an increase in blood pressure 
and water retention. If this occurs, dietary salt 
restriction and potassium supplementation may  
be needed.

• There is an increased risk of developing a hole in 
the stomach or intestines in patients with certain 
stomach or intestine disorders when taking 
corticosteroids like EMFLAZA. 

• EMFLAZA can cause severe behavioral and  
mood changes. Seek medical attention from the 
health care provider if any behavioral or mood 
changes develop.

• There is a risk of osteoporosis with prolonged  
use of EMFLAZA, which can lead to vertebral  
and long bone fractures.

• EMFLAZA may cause cataracts or glaucoma  
and a health care provider should monitor for these 
conditions if corticosteroid therapy is continued  
for more than 6 weeks.

• Immunizations should be up-to-date according  
to immunization guidelines prior to starting therapy 
with EMFLAZA. Live-attenuated or live vaccines 
should be administered at least 4 to 6 weeks  
prior to starting EMFLAZA. Live-attenuated or  
live vaccines should not be used in patients  
taking EMFLAZA.

• EMFLAZA can cause serious skin rashes.  
Seek medical attention at the first sign of a rash.

• Rare instances of anaphylaxis have occurred  
in patients receiving corticosteroid therapy,  
including EMFLAZA.

What should I tell my health care provider? 
Tell the health care provider about all medical 
conditions, including if the patient:

• is pregnant or planning to become pregnant. 
EMFLAZA® (deflazacort) can harm your  
unborn baby. 

• is breastfeeding or planning to breastfeed. 
EMFLAZA may appear in breastmilk and  
could affect a nursing child.

Certain medications can cause an interaction  
with EMFLAZA. Tell your healthcare provider of all the 
medicines you are taking, including over-the-counter 
medicines (such as insulin, aspirin or other NSAIDS), 
dietary supplements, and herbal products. Alternate 
treatment, dosage adjustment, and/or special test(s) 
may be needed during the treatment.

What are the side effects of EMFLAZA? 

The most common side effects of EMFLAZA include 
facial puffiness or Cushingoid appearance, weight 
increased, increased appetite, upper respiratory 
tract infection, cough, frequent daytime urination, 
unwanted hair growth, central obesity, and colds. 
These are not all of the possible side effects of 
EMFLAZA. Call your doctor for medical advice about 
side effects. 

To report an adverse event, please call 1-866-562-4620 
or email at usmedinfo@ptcbio.com. You may also 
report side effects to FDA at 1-800-FDA-1088 or at 
www.fda.gov/medwatch.

STUDY INFORMATION

Real-world outcomes of long-term  
prednisone and deflazacort use in patients 
with Duchenne muscular dystrophy: 
experience at a single, large care center. 

Objective: To assess outcomes among 
patients with DMD receiving deflazacort or 
prednisone in real-world practice. 

Methods: Clinical data for 435 boys with 
DMD from Cincinnati Children’s Hospital Medical  
Center were studied retrospectively using time-to-event and regression analyses. 

Results: Median ages at loss of ambulation were 15.6 and 13.5 years among deflazacort- and 
prednisone-initiated patients, respectively. Deflazacort was also associated with a lower risk of 
scoliosis, improved ambulatory function, greater % lean body mass, shorter stature, and lower 
weight, after adjusting for age and steroid duration. No differences were observed in whole body 
bone mineral density or left ventricular ejection fraction. 

Marden JR, Freimark J, Yao Z, Signorovitch J, Tian C, Wong BL. Real-world outcomes of long-term 
prednisone and deflazacort use in patients with Duchenne muscular dystrophy: experience at a 
single, large care center. J Comp Eff Res. 2020;9(3):177-189. doi:10.2217/ cer-2019-0170.

Delayed onset of scoliosis
(curved spine)

Preserved lung function

Over 11.9 years, 17.9% of patients 
developed scoliosis taking prednisone 

vs 7.9% taking deflazacort.

*Forced vital capacity is a type of test 
that measures the amount of air your 
son can inhale and exhale.

EMFLAZA® has been  
shown to preserve muscle  
strength and function

In a clinical trial of 196 boys aged 5 to 
15 with Duchenne muscular dystrophy, 
the effectiveness and safety of 
EMFLAZA was compared with placebo 
(sugar pills) and prednisone. EMFLAZA 
improved muscle strength at 12 weeks 
compared with placebo (0.15 change 
in strength score vs -0.10 change in 
strength score)

*These findings were not considered statistically significant. 
This means that because the two groups studied were not 
large enough, the results could have occurred by chance.
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All Rights Reserved.
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Avidity Biosciences aims to profoundly improve people’s lives by revolutionizing the 
delivery of RNA therapeutics. Beginning with our muscle disease franchise, our Antibody 
Oligonucleotide Conjugates (AOC™) platform is designed to more effectively target the 
root cause of disease. Our pipeline includes three lead clinical-stage programs for three 
distinct rare diseases – myotonic dystrophy type 1 (DM1), Duchenne muscular dystrophy 
(DMD), and facioscapulohumeral muscular dystrophy (FSHD) – and the potential to 
expand into additional tissues and cell types, including cardiac tissue and immune cells, 
through a combination of partnerships and internal discovery that leverages our team’s 
unparalleled expertise in development of RNA and rare disease therapies.

AVIDITY’S PROPRIETARY AOC PLATFORM —  
FIRST EVER TARGETED DELIVERY OF RNA INTO MUSCLE
Avidity’s proprietary AOC platform combines the specificity of monoclonal antibodies 
(mAbs) with the precision of oligonucleotide therapies to target a range of different cells 
and tissues beyond the liver, which up until now have been inaccessible with existing 
RNA-based therapeutics. In December 2022, we demonstrated the first-ever successful 
targeted delivery of RNA into muscle, a revolutionary advancement for the field of RNA 
therapeutics. These data were reported as part of a preliminary assessment of AOC 1001 
from a Phase 1/2 clinical trial in DM1. The effective targeted delivery of siRNA into 
muscle further reinforces the broad and disruptive potential of Avidity’s proprietary AOC 
platform and expands the ability to address targets and diseases previously unreachable 
with existing RNA therapies. We also have research and development efforts focused on 
targeting cardiac tissue, immune cells and other cell types.

The broad flexibility of our AOC platform allows us to deploy various types of 
oligonucleotides, including small interfering RNAs (siRNAs) and phosphorodiamidate 
morpholino oligomers (PMOs), each of which can be engineered to modify RNA function 
in different ways to modulate specific disease processes. 

continued on reverse       . 

aviditybiosciences.com

“It is very exciting to think 

about the future of Avidity 

and, most importantly, the 

opportunity to make a 

positive difference for people 

with serious diseases who 

could benefit from AOCs  

and RNA therapies.” 

              — Sarah Boyce 
                  President & CEO

DELIVERING A NEW CLASS OF RNA THERAPEUTICS

The AOC Platform: Targeting a broad range of tissues and disease processes

Designed to combine  
the specificity of mAbs  
with the precision of 
oligonucleotide therapies

MONOCLONAL  
ANTIBODIES

OLIGONUCLEOTIDE 
THERAPIES

 ANTIBODY OLIGONUCLEOTIDE  
CONJUGATE (AOC)

http://wms2023.com
http://aviditybiosciences.com
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PROGRAM/INDICATION

 
TARGET

LEAD  
OPTIMIZATION

IND  
ENABLING

 
PHASE 1/2

 
PHASE 3

AOC 1001*
Myotonic Dystrophy Type 1 (DM1) DMPK

AOC 1044
Duchenne Muscular Dystrophy (DMD) Exon 44

AOC 1020
Facioscapulohumeral Muscular Dystrophy (FSHD) DUX4

Additional DMD Programs Exon 45 & 
Undisclosed

Rare Skeletal Muscle Program Undisclosed

Rare Cardiac Program Undisclosed

OUR THREE LEAD CLINICAL-STAGE PROGRAMS
Avidity’s most advanced program is AOC 1001 for the treatment of adults with DM1, 
which is being assessed in the Phase 1/2 MARINA™ and MARINA-OLE™ clinical trials. 
In April 2023, Avidity announced positive topline AOC 1001 data from the Phase 1/2 
MARINA trial demonstrating functional improvement in multiple clinical outcome 
measures, disease modification and a favorable safety and tolerability profile in adults 
with DM1. The disease impacts more than 40,000 people in the U.S. and currently has no 
approved therapies.

AOC 1044 is being assessed in the Phase 1/2 EXPLORE44™ clinical trial in healthy 
volunteers and people with DMD amenable to exon 44 skipping (DMD44). DMD is 
characterized by progressive muscle damage and weakness and is caused by lack 
of functional dystrophin protein. People living with DMD often require special aid and 
assistance throughout their lives and have significantly shortened life expectancy. DMD 
is a monogenic, X-linked, recessive disease that primarily affects males, with 1 in 3,500 to 
5,000 boys born worldwide having Duchenne. Currently there are no approved therapies 
to treat the underlying mechanism of disease for people living with DMD44. 

AOC 1020 is currently being assessed in the Phase 1/2 FORTITUDE™ clinical trial in 
adults living with FSHD, a rare, progressive and variable hereditary muscle-weakening 
condition marked by progressive loss of function, significant pain, fatigue, and disability. 
The disease is caused by the abnormal expression of the DUX4 gene and affects 
approximately 16,000-38,000 people in the U.S. There are currently no approved 
therapies to treat the underlying cause of FSHD.

*Sept. 2022, U.S. Food and Drug Administration (FDA) placed a partial clinical hold on new participant enrollment. All current participants may continue in their current dosing cohort.  
 All participants in MARINA may roll over into the MARINA-OLE where they will receive AOC 1001 as planned. Avidity is working to resolve the partial clinical hold as quickly as possible.

10578 Science Center Drive
Suite 125
San Diego, CA 92121

info@aviditybio.com
Tel: 858-401-7900
aviditybiosciences.com

© 2023 Avidity Biosciences, Inc.

A DIVERSE AND EXPANDING AOC PIPELINE

aviditybiosciences.com

Kristl, Zen & Loraine, living with DM1

Nathan, living with DMD

Josh, living with FSHD

http://wms2023.com
http://aviditybiosciences.com
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“SKIP” OVER TO VISIT EITHER OF OUR 
NS PHARMA BOOTHS  #10 OR #27

to engage with our Medical A�airs team, and learn about our 
current therapies and exciting clinical trial developments

For more information visit NSPHARMA.COM

©2023 NS Pharma, Inc. All rights reserved. US-NSPCO-0037
NS Pharma and the NS Pharma symbol are registered trademarks of Nippon Shinyaku Co., Ltd.

We are a highly focused, research-driven biopharmaceutical company 
working in rare  diseases. Our current goal is to optimize the potential of 
exon-skipping therapy in treating Duchenne muscular dystrophy (DMD).  

Building HEALTHIER FUTURES
powered by THOUGHTFUL SCIENCE Astellas Gene Therapies is committed to

developing innovative genetic medicines for 
patients with rare neuromuscular disorders.

Presenter: Clara Juando-Pratz
Clinical Research Specialist,
Li Ka Shing Knowledge Institute
(St. Michael’s Hospital, Toronto)
Assistant Professor,
Dalla Lana School of Health
University of Toronto

1. Vandersmissen I, et al. 2018;28:766-77.
2. Graham RJ, et al. Arch Dis Child. 2020;105(4):332-8.

ASTELLAS and the flying star device are registered trademarks of Astellas Pharma Inc. 
©2023 Astellas Gene Therapies, Inc. All rights reserved. MA-MM-06517. August 2023.

October 4, 2023, 14:30-15:30
Session: Clinical trial highlights

Please Join our
Poster Presentation
P52: Experiences of 
parents/caregivers of children in 
the ASPIRO X-Linked Myotubular 
Myopathy (XLMTM) gene therapy 
clinical trial: A qualitative study

THE SAFETY AND EFFICACY OF THE AGENTS UNDER INVESTIGATION HAVE NOT BEEN ESTABLISHED. THERE IS NO GUARANTEE
THAT THE AGENTS WILL RECEIVE REGULATORY APPROVAL OR BECOME COMMERCIALLY AVAILABLE FOR USES BEING INVESTIGATED. 
THESE AGENTS ARE NOT AUTHORIZED FOR SALE IN ANY JURISDICTION.

X-linked Myotubular Myopathy 
(XLMTM) is a rare, 
life-threatening monogenic 
congenital myopathy with an 
estimated incidence of 1 in 
40,000-50,000 newborn males.1,2

Did you know?

To learn more:
Visit our website

AstellasGeneTherapies.com

http://wms2023.com
https://www.nspharma.com
https://www.astellasgenetherapies.com/
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Astellas Gene Therapies is committed to
developing innovative genetic medicines for 
patients with rare neuromuscular disorders.

Presenter: Clara Juando-Pratz
Clinical Research Specialist,
Li Ka Shing Knowledge Institute
(St. Michael’s Hospital, Toronto)
Assistant Professor,
Dalla Lana School of Health
University of Toronto
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2. Graham RJ, et al. Arch Dis Child. 2020;105(4):332-8.
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Session: Clinical trial highlights

Please Join our
Poster Presentation
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the ASPIRO X-Linked Myotubular 
Myopathy (XLMTM) gene therapy 
clinical trial: A qualitative study

THE SAFETY AND EFFICACY OF THE AGENTS UNDER INVESTIGATION HAVE NOT BEEN ESTABLISHED. THERE IS NO GUARANTEE
THAT THE AGENTS WILL RECEIVE REGULATORY APPROVAL OR BECOME COMMERCIALLY AVAILABLE FOR USES BEING INVESTIGATED. 
THESE AGENTS ARE NOT AUTHORIZED FOR SALE IN ANY JURISDICTION.

X-linked Myotubular Myopathy 
(XLMTM) is a rare, 
life-threatening monogenic 
congenital myopathy with an 
estimated incidence of 1 in 
40,000-50,000 newborn males.1,2

Did you know?

To learn more:
Visit our website

AstellasGeneTherapies.com
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Diagnosis Code Description Specific LGMD Subtype, if applicable

G71.031 Autosomal dominant limb-girdle muscular dystrophy LGMD1/D

G71.032
Autosomal recessive limb-girdle muscular dystrophy due  
to calpain-3 dysfunction (calpainopathy) LGMD2A/R1

G71.033
Limb-girdle muscular dystrophy due to dysferlin  
dysfunction (dysferlinopathy) LGMD2B/R2

G71.0340 
Limb-girdle muscular dystrophy due to sarcoglycan  
dysfunction, unspecified (sarcoglycanopathy)

G71.0341
Limb-girdle muscular dystrophy due to alpha  
sarcoglycan dysfunction (alpha-sarcoglycanopathy) LGMD2D/R3

G71.0342
Limb-girdle muscular dystrophy due to beta sarcoglycan 
dysfunction (beta-sarcoglycanopathy) LGMD2E/R4

G71.0349 Limb-girdle muscular dystrophy due to other  
sarcoglycan dysfunction

LGMD2C/R5*
LGMD2F/R6*

G71.035
Limb-girdle muscular dystrophy due to anoctamin-5  
dysfunction (anoctaminopathy) LGMD2L/R12

G71.038 Other limb-girdle muscular dystrophy

G71.039 Limb-girdle muscular dystrophy, unspecified

http://wms2023.com
https://limbgirdle.com/genetic-testing
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Diagnosis Code Description Specific LGMD Subtype, if applicable

G71.031 Autosomal dominant limb-girdle muscular dystrophy LGMD1/D

G71.032
Autosomal recessive limb-girdle muscular dystrophy due  
to calpain-3 dysfunction (calpainopathy) LGMD2A/R1

G71.033
Limb-girdle muscular dystrophy due to dysferlin  
dysfunction (dysferlinopathy) LGMD2B/R2

G71.0340 
Limb-girdle muscular dystrophy due to sarcoglycan  
dysfunction, unspecified (sarcoglycanopathy)

G71.0341
Limb-girdle muscular dystrophy due to alpha  
sarcoglycan dysfunction (alpha-sarcoglycanopathy) LGMD2D/R3

G71.0342
Limb-girdle muscular dystrophy due to beta sarcoglycan 
dysfunction (beta-sarcoglycanopathy) LGMD2E/R4

G71.0349 Limb-girdle muscular dystrophy due to other  
sarcoglycan dysfunction

LGMD2C/R5*
LGMD2F/R6*

G71.035
Limb-girdle muscular dystrophy due to anoctamin-5  
dysfunction (anoctaminopathy) LGMD2L/R12

G71.038 Other limb-girdle muscular dystrophy

G71.039 Limb-girdle muscular dystrophy, unspecified

http://wms2023.com
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One way to differentiate these two immune-mediated neuromuscular
disorders is to look for these specific signs and symptoms1,2 :

Symmetrical muscle weakness

Caudal-to-cranial pattern of spread

Late-onset and mild
oculobulbar involvement

Absent or diminished tendon refl exes

Autonomic dysfunction

Transient improvement of muscle strength 
with exercise, with fatigue that follows

Antibodies to voltage-gated calcium 
channels (VGCC) are usually found

Typically asymmetrical muscle weakness

Cranial-to-caudal pattern of spread

Early and prominent
oculobulbar involvement

Preserved tendon refl exes

No autonomic dysfunction

Muscle weakness worsens with exercise

Antibodies to AChR or MuSK are
usually found

LEMS MG

Lambert-Eaton myasthenic syndrome (LEMS) and 
myasthenia gravis (MG) share several hallmark signs and symptoms, 

including muscle weakness and oculobulbar involvement.1,2

SCAN THE CODE
Discover another way to differentiate LEMS
from MG with no-cost VGCC antibody testing
from Catalyst Pharmaceuticals.

References: 1. 
strategies. Lancet Neurol . 2011;10(12):1098-1107. 2. 
Eaton syndrome revealed through three case reports. Can J Neurol Sci . 2016;43(5):635-647.

IS IT LEMS OR MG?

http://wms2023.com
https://www.lemsawarehcp.com/lems-testing-and-diagnosis?utm_source=print&utm_medium=qr&utm_campaign=aan-summer-conference&utm_content=is-it-lems-or-mg-vgcc-testing&utm_term=23-lem-0077#antibody-testing
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One way to differentiate these two immune-mediated neuromuscular
disorders is to look for these specific signs and symptoms1,2 :

Symmetrical muscle weakness

Caudal-to-cranial pattern of spread

Late-onset and mild
oculobulbar involvement

Absent or diminished tendon refl exes

Autonomic dysfunction

Transient improvement of muscle strength 
with exercise, with fatigue that follows

Antibodies to voltage-gated calcium 
channels (VGCC) are usually found

Typically asymmetrical muscle weakness

Cranial-to-caudal pattern of spread

Early and prominent
oculobulbar involvement

Preserved tendon refl exes

No autonomic dysfunction

Muscle weakness worsens with exercise

Antibodies to AChR or MuSK are
usually found

LEMS MG

Lambert-Eaton myasthenic syndrome (LEMS) and 
myasthenia gravis (MG) share several hallmark signs and symptoms, 

including muscle weakness and oculobulbar involvement.1,2

SCAN THE CODE
Discover another way to differentiate LEMS
from MG with no-cost VGCC antibody testing
from Catalyst Pharmaceuticals.

References: 1. 
strategies. Lancet Neurol . 2011;10(12):1098-1107. 2. 
Eaton syndrome revealed through three case reports. Can J Neurol Sci . 2016;43(5):635-647.

IS IT LEMS OR MG?

http://wms2023.com
https://www.lemsawarehcp.com/lems-testing-and-diagnosis?utm_source=print&utm_medium=qr&utm_campaign=aan-summer-conference&utm_content=is-it-lems-or-mg-vgcc-testing&utm_term=23-lem-0077#antibody-testing
http://projectmercuryfshd.org
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www.fulcrumtx.com

Improving the lives of patients 
with genetically defined diseases

http://wms2023.com
http://www.fulcrumtx.com
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www.fulcrumtx.com

Improving the lives of patients 
with genetically defined diseases

Mitochondrial disorders are among the most 
prevalent group of inherited neurological diseases.1

Early genetic testing can give 
patients a path forward by 

confirming a diagnosis and allowing 
them to seek the care they need.

UCB is proud to be a sponsor of the
Annual Congress of the World Muscle Society

To learn more about mitochondrial disease and 
thymidine kinase 2 deficiency (TK2d), visit 

MayBeMito.com/#tk2d

Visit us at Booth 3 or contact us to 
learn more at ucb.com/UCBCares

Reference: 1. Gorman GS, et al. Prevalence of nuclear and mitochondrial DNA mutations related to adult mitochondrial disease. Ann Neurol. 2015;77(5):753-9.

UCBCares® is a registered trademark of the UCB Group of Companies. 
©2023 UCB, Inc., Smyrna, GA 30080. All rights reserved. Date of preparation: August 2023 US-DA-2300026

http://wms2023.com
http://www.fulcrumtx.com
http://MayBeMito.com/#tk2d
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R

TREAT-NMD is a global network advancing diagnosis, care 
and treatment for people with rare neuromuscular diseases.  

We connect patients, clinicians, researchers and industry 
to support drug development and access to life changing 

treatments.

https://treat-nmd.org/

Inform. Connect. Advance.

To find out 
more about 
what we do 

come and visit 
us at booth 

#23

Advancing diagnosis, care & treatment for those living with 
neuromuscular diseases

wms2024.com
SAVE THE DATE

http://wms2023.com
https://www.pepgen.com
https://treat-nmd.org
http://wms2024.com
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