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Welcome to the TREAT-NMD Expert 
DMD Virtual Masterclass

A warm welcome to the 2021 TREAT-NMD Expert DMD Virtual Masterclass! We hope that you will 
have a great learning experience during the masterclass. We have designed this delegate booklet 
to help to guide through the preparation for the masterclass, the masterclass live event and the 
time after the event. 

We advise you to read through this guide and follow the instructions on how the access the 
masterclass a week before the masterclass starts. 

You will find all of the information you will need prior to and during the masterclass. The areas 
covered in this booklet are listed below.

If you have any questions regarding any information provided in this booklet about 
the TREAT-NMD Expert DMD Masterclass, please contact: 

education@treat-nmd.com

If you have any questions regarding using Whova, you can refer to the user guide: 

https://whova.com/pages/whova-app-user-guide/
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Welcome to the TREAT-NMD Expert 
DMD Virtual Masterclass: 

Housekeeping Information and FAQs

If you have any questions regarding any information provided in this booklet about the TREAT-NMD 
Expert DMD Masterclass, please contact: 

education@treat-nmd.com

If you have any questions regarding using Whova, you can refer to the user guide: 

https://whova.com/pages/whova-app-user-guide/

4

1.How will I access the masterclass? 
The whole masterclass will run on our event platform Whova (further information about Whova is 
included in this delegate booklet).

2. Why are we using Whova? 
Whova is a platform where you can access the pre-recorded videos, access the live streamed 
sections of the masterclass and where you can message and connect with delegates and speakers. 

3. Will I be able to see the presentations live? 
You will view and listen to the masterclass sessions by clicking on the link provided in the agenda on 
Whova.

4. Will I be able to ask questions during the presentations? *
Upon entry into each session and for the duration of each session you will be muted by the 
organizers. This is so that there is no interruption to the streaming of the event. 
*We recommend that you submit questions using the session Q and A button on the app on your 
phone and watch the live stream on your desktop. 

Q and A will be possible in the space next to each session as the live stream is happening. You will be 
able to type questions alongside the live stream and speakers will answer your questions. 
There will be limited time for questions, so the most popular questions will be selected by the 
organisers and posed live to the speaker. 

5. Will I be able to ask questions about the pre-recorded videos? 
Yes, you can type questions in the Q and A section related to each talk. Please find the Q and A 
section on Whova next to the pre-recorded session slot and the speakers will respond by typing an 
answer. 

6. What if my question isn’t answered during the live stream? 
Any questions which we do not have time for will be gathered by the team at TREAT-NMD and we 
will produce an FAQ document to follow up after the masterclass.

mailto:Paul.Willard@treat-nmd.com
https://whova.com/pages/whova-app-user-guide/
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The TREAT-NMD DMD Virtual Masterclass will take place via our masterclass 
event platform Whova. In order to access this platform, and the masterclass 
event you will need to download the app to your phone and follow the 
instructions . 

Once you have downloaded the app, you will receive email instructions 
about how to access the masterclass on a desktop computer or laptop. 

Please note: For the best experience during the masterclass, we 
recommend that you: 

Watch the live stream on a desktop or laptop
Use your phone to access polls and Q and A to pose questions to speakers
(this way you will be able to watch the live stream uninterrupted and ask 
questions simultaneously).

A step-by-step guide is provided on the following pages. This guide outlines:

1. How to find and download Whova
2. How to use Whova
3. How to access the masterclass on Whova
4. The functions of Whova that will be used during the Masterclass (live 

polling, meet ups, Q and A, chat, community boards, language 
interpretation etc.)

5. Where to find the pre-recorded material

Any further help with using Whova can be found in the more detailed user 
guide: 

https://whova.com/pages/whova-app-user-guide/

https://whova.com/pages/whova-app-user-guide/
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Step 1: 

TREAT-NMD will send you an 
email to the email address you 
provided in your masterclass 
application form. 

Here is an example of this 
email. 

N.B. Please use this same email 
address when you register for 
the Whova app. Your delegate 
details have already been input 
into Whover, if you use a 
different email address it will 
not recognise you as the 
delegate in this masterclass.

• There will be a button/link 
where you can download the 
app for the masterclass.

• Click on this and download 
the app. 

• It is free for you to download. 

• There will also be an 
invitation code in this email 
for security. 



How to Access the Masterclass:
Whova 2
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Step 2: 

If you are not taken directly 
to the app store from your 
‘download’ button on your 
email, then go to the App 
Store on your phone and 
search for ‘Whova’. 

Step 3: 

Once you have found the 
Whova app, please download 
it-it is free for you to 
download. 



How to Access the Masterclass:
Whova 3

8

Step 4: 
You will receive an email confirming 
that you have joined the Whova app 
successfully. 

This email will explain some of the 
features of the app which you can use 
during the conference to interact with 
other delegates, to ask questions and 
to take part in live polls. 

Step 5:
To access the masterclass on a desktop or 
laptop computer. 

• You will be sent a second email from Whova. 

• An example of this email is here. 

• Instructions and a link are provided for you to 
use to access the Whova masterclass platform 
on a desktop or laptop computer. 

• The desktop function works best in the 
browser Google Chrome. 



How to Access the Masterclass:
Whova 4
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Step 5:
To access the masterclass on a desktop or laptop computer. 
• You will be sent a second email from Whova. 

• An example of this email is below. 

• Instructions and a link are provided for you to use to access the Whova masterclass 
platform on a desktop or laptop computer. 

• The desktop function works best in the browser Chrome. 

Please note: We recommend that you use the app on your phone to respond to quizzes 
and polls from the speakers and for you to submit questions for the speakers. Then 
you can watch the live stream uninterrupted on your desktop and ask questions 
simultaneously. 



How to Access the Masterclass:
Whova 5
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Step 6: 
Once you have completed steps  1-5 and you 
launch the app you will see the TREAT-NMD 
DMD Masterclass app home page. 

Here is an example.

From here you can access all the 
components of the masterclass. 

Step 7: From here you can:

1. Post a question for a particular session in 
‘Session Q and A’. 

2. Access the pre-recorded material in ‘videos’ 
and you can access uploaded PDFs in the 
‘documents’ section. 

3. Interact with other delegates and speakers 
at ‘attendees’. 

4. You can access the masterclass sessions at 
‘agenda’.  



How to Access the Masterclass:
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Live session

During a live session you will be able to type a question via the Whova ‘Session Q&A’ 
icon or menu item on desktop to ask a question.

Questions can be posted to speakers at any time before, during or after a session.

On the day of the event, Speakers will have a 5-minute time slot at the end of their live 
presentations to answer the top questions being posted to them by delegates.

Any remaining questions that we do not have time for will be collated by the team at 
TREAT-NMD and we will produce an FAQ document to follow up after the masterclass 
with the speaker’s answers.

Pre-recorded video sessions

Delegates can type questions in the Q and A next to the pre-recorded session slot and 
the speakers will respond by typing an answer at a later stage.

Community

Delegates can ask questions, create topics 
and social groups in the community area on 
Whova. 

If you need assistance during the event, 
contact an event organiser via ‘Ask the 
Organizers anything’ section or email 
education@treat-nmd.com

mailto:education@treat-nmd.com
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On the live event, some speakers will present in English and others in Portuguese (BR). 
Live simultaneous translation will be available. Please see the instructions below for 
access to this function on a mobile phone and on a desktop computer. 

Accessing the interpretation during the above session via a web-based desktop device:

Step 1: Ensure you are accessing Whova via a Google Chrome Internet Browser. 

Alternatively, open up the livestream link in a new browser window in Zoom.

Step 2: Shortly before the interpretation service starts, look for the
Interpretation icon in the meeting controls.  

Please note, this icon will only be visible when the interpretation service is ready to 
be switched on so will not permanently be visible on screen.

Step 3. Click the English or 
Portuguese Language option.

Optional: To hear the interpreted 
language only, 
click Mute Original Audio.



How to Access the Masterclass:
Whova 8: Language Interpretation
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Accessing the language interpretetation via the Whova mobile app:

Step 1: During the session 
livestream, delegates will 
receive a notification to alert 
them to the interpretation 
service is ready to begin. Click 
on the ‘More’ icon.

Step 2: Click on ‘More’. You will 
now see ‘Language 
Interpretation’ listed in the menu 
options which you should click 
on.

Step 3. Select the language option 
that you wish to hear.

Optional: To hear the interpreted 
language only, 
click Mute Original Audio.



How to Access the Masterclass:
Whova 8: Language Interpretation
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Interpreting service FAQ

Q. I can’t see the Interpretation service icon on my desktop device?
A. It may be too early in the session for this service to start. The icon will 

be switched on near the time that the service starts. 

Q. The service should be starting but I still can’t see the icon on my 
desktop device?

A. Check your internet browser. The interpretation service works best in 
Google Chrome. Try opening the livestream video link into a new internet 

window in Zoom and see if you can locate the icon that way.

Q. I’ve clicked on the interpreting icon but I can’t hear the interpreters 
voice?

A. Have you connected your meeting audio through your computer 
audio/VoIP? You won’t be able to listen to language interpretation if you 

use the ‘dial-in’ or ‘call me’ phone audio features on desktop devices.

Q. I am unable to access the interpretation service. How can I catch up 
with the content?

A. We have a pre-recorded version of the presentation with subtitles 
which we will make available to delegates in Whova so you can still catch 
up on the presentation later. The event is also being recorded so you can 

view any Q&A to the presenters at a later stage.
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As all day 1 and day 2 sessions are being broadcast live we 
kindly remind delegates to:

Please be aware that event sessions are being 
recorded

Ensure their microphones stay on mute unless 
advised otherwise during a workshop.

Ensure their webcams are switched off, 
unless advised otherwise during a 
workshop.
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Prof. Dr. Annemieke Aartsma-Rus is a professor of Translational 
Genetics at the Department of Human Genetics of the Leiden 
University Medical Center. She played an important role in the 
development of the antisense mediated exon skipping therapy for 
Duchenne muscular dystrophy during her PhD research (2000-2004) 
at the Leiden University Medical Center (the Netherlands). As of 
December 2007 she became leader of the “DMD exon skip group”. 
Since 2013 she has a visiting professorship at the Institute of Genetic 
Medicine of Newcastle University (UK).  
She is President of the Oligonucleotide Therapeutics Society (2019-
2021) and was chair of the TREAT-NMD executive committee (2013-
2016 and 2019-2020). She is vice-chair of COST Action CA17103 
(Delivery of antisense RNA therapies) and member of the Core 
Committee of the TREAT-NMD Advisory Committee for Therapeutics 
(TACT). She has been selected as most influential scientist in 
Duchenne muscular dystrophy in the past 10 years by Expertscape
based on contributions to the understanding and treatment of 
Duchenne muscular dystrophy continuously since 2015. 
Thus far, she has published over 200 peer-reviewed papers and 11 
book chapters, as well as 15 patents and has edited one book. She 
has given many invited lectures at meetings, symposia and workshops 
as well as patient/parent organizations meetings, where she is known 
for her ability to present science in a clear and understandable way. 
She has created and maintains multiple websites on therapeutic 
approaches for aimed at patients and parents. In 2011 she received 
the Duchenne Award from the Dutch Duchenne Parent Project in 
recognition of this work and her dedication to the Duchenne field. In 
2020 she received the Black Pearl Science Award from Eurordis for 
her work in educating patients in the Duchenne field and other rare 
disease fields. She is a member of the Therapies Scientific Committee 
of the International Rare Disease Research Consortium (IRDiRC). She 
is co-editor in chief of Nucleic Acid Therapeutics, and serves on 
multiple editorial boards, e.g. Journal of Neuromuscular Diseases 
(associate editor), Molecular Therapy, Therapeutic Advances in Rare 
Disease and Cardiovascular Genetics and Genomics. 
She is a member of the TREAT-NMD project ethics counsel and of the 
TREAT-NMD Advisory Committee for Therapeutics (TACT) and the 
scientific advisory board of Genethon.

Annemieke

Aartsma-Rus
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Professor Arnaldo J Godoy has a  Medical Degree and Medical 

Residency in Neurology at Sao Paulo University, Brazil. He has also 

received a Ph.D. from Kyushu University, Japan in Neuroimmunology. 

Professor Godoy was also Fellow at the Children's National Hospital in 

Washington DC and is now a Professor of Neurology at Sao Caetano do 

Sul University in Sao Paulo, Brazil. 

Professor Godoy is passionate about improving the lives of DMD 

patients across Brazil, he is the founder and coordinator of a Muscular 

Dystrophy Outpatient Clinic for patients that live in small towns in Brazil. 

In recent years he has become increasingly involved in TREAT-NMD 

projects and has forged links with TREAT-NMD to bring about this DMD 

Masterclass. 

Arnaldo

Godoy
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José Ramón Corderí is a Physical Therapist who has been 
involved with Neuromuscular diseases since 1986 in Buenos 
Aires. He has participated in various works; including 
Steroids in Duchenne Muscular Dystrophy - Deflazacort Trial; 
Effects of chronic exercise in Duchenne muscular dystrophy; 
and many more. Since 2001 he has been a Clinical Evaluator 
at CINRG. And he has been working in ATOM (Advanced trial 
on Outcome Measures) as an Associate Trainer, since 
December 2017.

Professor Corderí has taught various courses at Favaloro
University and participated in numerous investigations over 
his career. 

Jose is the Father of a DMD boy. He is 43 years-old and the 

Manager of the National Bank of Brazil in the city of 

Manaus, the Amazon.

Jose completed an administration Course and is a Post-

graduate in Financial and Public Administration

His expertise is in Environmental Sustainability.

Jose Corderi

Jose Canto
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Juliana Gurgel Giannetti is Associate Professor at Universidade Federal
de Minas Gerais (UFMG), chief of the Pediatric Neurology Service and
coordinator of the Neuromuscular Disorders in Childhood and
Adolescence Clinics. She is currently, the vice-president of the Brazilian
Society of Pediatric Neurology.

She graduated in medicine in 1992, after she completed the Pediatrics
and Pediatric Neurology residences (1992-1996). From 1997 to 2001, she
moved to São Paulo to specialize in Neuromuscular disorders and
concluded her PhD at Universidade de São Paulo (USP). In 2005 and
2013, she did a post-doctoral fellow at Columbia University (NY), under
Prof. Salvatore DiMauro and Michio Hirano supervision, respectively.

In 2002, she set up the Service of Neuromuscular Disorders in Childhood
and Adolescence at Universidade Federal de Minas Gerais (UFMG). Since
then, she is taking care of neuromuscular and DMD patients, with a
multidisciplinary team, and also involved in research in this filed. She
participated in the elaboration of the Brazilian Consensus for DMD. She
is PI for Ataluren trial and Sarepta DMD Registry. Also, she participated of
the Sarepta’s program to improve the early recognition of DMD patients.

Michela Guglieri Michela Guglieri, MD, is a Senior Clinical Lecturer and Consultant 
Neurologist at Newcastle University and Newcastle Hospitals NHS 
Foundation Trust. Michela has a specific interest in care, management 
and translational research in inherited neuromuscular disorders. She 
obtained her medical degree at Milan University where she also 
completed her neurology residency, before moving to Newcastle 
specifically to develop expertise in translational research and clinical 
trials. Michela has been involved in several clinical trials in Duchenne 
muscular dystrophy (DMD) and other neuromuscular disorders and is 
study chair for two large international trials in DMD.

Michela is a member of the DMD national patient registry, the North 
Star Consortium and the CINRG group. She is involved in advisory 
boards of pharmaceutical companies developing drugs for 
neuromuscular disease. Michela has been involved as clinical expert 
in NICE and EMA consultations. She has developed an educational 
program in collaboration with the RCPCH to improve early recognition 
of DMD and other neuromuscular conditions in children. 

Juliana 

Gurgel Gianetti
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Anri Human holds the position of full-time lecturer in Paediatric
Physiotherapy at Sefako Makgatho Health Sciences University
(previously known as Medunsa), South Africa since 2008. Her love
for Paediatrics started while working in public hospital and private
practice sectors (2004-2008) including out-patients, neonatal and
paediatric wards. She completed her Master’s degree (2010) and
obtained a Post-graduate Certificate in Higher Education (cum
laude) in 2011 from the University of Pretoria. She is currently
finalising her PhD, under the supervision of professor Brenda
Morrow, investigating Inspiratory Muscle Training in Paediatric
Neuromuscular Diseases (NMD), at the University of Cape Town
(UCT). Anri has presented at numerous local and international
congresses, research days and workshops and supervises research
projects for undergraduate as well as postgraduate physiotherapy
students. She has published in national and international peer
reviewed journals and acts as peer reviewer for several medical
and physiotherapy journals.

Her awards include best poster prizes at the World Confederation
for Physical Therapy international congress and Sefako Makgatho
Health Sciences University Research Day (2017); international
NMD congress (ICNMD) in Austria 2018; winner of the 3-minute
(3MT) presentation competition at UCT (2017) as well as national
3MT winner and People’s choice awards (2018). She serves on the
executive committees of the Cardiopulmonary Special Interest
Group (CPRG) and Quality Improvement (QIC) of the South African
Society of Physiotherapy as well as the International Confederation
of Cardiorespiratory Physical therapists (ICCrPT). Anri is a member
of TREAT-NMD, attended the Expert Masterclass in DMD in the
Netherlands (2019) and was part of the scientific committee of the
TREAT-NMD congress (Leiden, 2019). Furthermore, she serves on
the executive committee of the Muscle Dystrophy Foundation of
South Africa (Gauteng branch) and is a director of the Myalgic
Encephalomyelitis Chronic Fatigue Syndrome Association. As
captain of the Akasia running club and ambassador for “Jason’s
journey with Duchenne”, Anri has also been privileged to raise
awareness and much needed funds for children with NMD through
involvement in various running events.

Anri Human
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Alexandra Prufer de Queiroz Campos Araújo is a MD at The 

Federal University of Rio de Janeiro. 

She received a PhD from Federal University Fluminense
And has been a Consultant Child Neurologist and Professor 
at the Federal University of Rio de Janeiro since 1986.

Dr Prufer  has also been a pPrincipal Investigator at the 
Neuromuscular Research Center at the Institute of 
Pediatrics from the Federal University of Rio de Janeiro 
since 2011. 

Alexandra Prufer de 

Queiroz Campos 

Araújo

Rafael Lellis
Rafael is an adult DMD patient who is currently studying a 
Management of Information Systems course in Rio de 
Janeiro, Brazil.

Rafael is eager to share his experiences as a DMD patient 
and to offer his perspective with the delegates at the DMD 
Masterclass. 

In his spare time Rafael is a keen sportsman. He is an 
athlete of the Power Soccer (Rio de Janeiro Power Soccer 
Club).
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Edna is the Mother of an adult DMD patient and founder of the 

Muscular Dystrophy Parents Association, Ribeirao Preto, Sao Paulo, 

Brazil.

She is President of the Association of Muscular Dystrophy Patients’ 

Friends and coordinates an mdx mice laboratory and a golden 

retriever dogs laboratory.

Edna is the organiser of the First Brazilian International Workshop on 

Muscular Dystrophies (MD). She has attended several international 

meetings in New Orleans, Rome and others.

Edna required the National Congresswomen and men to approve a 

new law to guarantee MD patients from the whole country, a non-

invasive ventilator. The law was approved.

Ros Quinlivan
Ros Quinlivan graduated from UCL in psychology in 1980 and 
medicine in 1985. She trained in Paediatric and adult 
neuromuscular disease at Guy’s Hospital where she also completed 
a research degree (MD) into the investigation of the 
cardiomyopathy of Duchenne and Becker muscular dystrophy. In 
2008, she became director of the Wolfson Centre for 
Neuromuscular Disease in Oswestry. 

In 2020 she moved to The National Hospital for Neurology and 
Neurosurgery, UCLH, to develop a transition service and lead the 
Highly Specialized Service for McArdle Disease and related 
Disorders. In 2013, she developed and leads the Neuromuscular 
Complex Care Centre. She is chair of the British Myology Society, 
North Star Network for Adult DMD, London and South East Strategic 
Neuromuscular network and is joint co-ordinating editor for the 
Cochrane Neuromuscular Disease Group. She has been PI for 
several DMD clinical trials.

Edna Pupin 
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Volker Straub is Professor of Neuromuscular Genetics at Newcastle 
University in the UK. He is the Director of the John Walton Muscular 
Dystrophy Research Centre and the Deputy Dean for the University’s 
Translational and Clinical Research Institute. 

Volker’s interest in muscle diseases is in translational research. The 
overall goal of the Research Centre in Newcastle is to accelerate the 
development and delivery of treatments for patients with 
neuromuscular diseases. His current research involves the application 
of muscle imaging, the use of zebrafish and mouse models, next 
generation sequencing and other –omics technologies for the 
characterization of genetic neuromuscular disorders. He was the co-
founder of the EU FP6 funded network of excellence for genetic 
neuromuscular diseases, TREAT-NMD (www.treat-nmd.org). He is the 
CI/ PI for a number of natural history and interventional trials in 
Duchenne muscular dystrophy, limb girdle muscular dystrophy, Pompe
disease, spinal muscular atrophy and other NMDs. He is currently the 
president of the World Muscle Society and an author on >350 peer-
reviewed publications.

David J Schonfeld, MD, FAAP founded and directs the National Center 
for School Crisis and Bereavement located at Children’s Hospital Los 
Angeles.  He is Professor of Clinical Pediatrics at Keck School of 
Medicine. For over 30 years, he has provided consultation and training 
to schools on supporting students and staff at times of crisis and loss 
in the aftermath of numerous school crises/disasters within the US 
and abroad, including the COVID-19 pandemic; World Trade Center 
attacks; school and community shootings/stabbings flooding from 
hurricanes, tornadoes and the 8.0-magnitude in Sichuan, China.

Dr. Schonfeld has provided >1,000 presentations on crisis and loss and 
authored >150 articles, book chapters, and books.  He has conducted 
school-based research involving children’s understanding of and 
adjustment to serious illness and death and school-based 
interventions to promote adjustment and risk prevention.  He is a 
member of the Executive Committee of the AAP Council on Children 
and Disasters and the National Biodefense Science Board.  He served 
as Commissioner for both the National Commission on Children and 
Disasters and the Sandy Hook Advisory Commission.

Volker Straub

David J Schonfeld
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Edmar Zanoteli, MD, PhD is associate Professor of the 
Department of Neurology of the Medical School of the 
University of São Paulo (FMUSP)
Edmar is also coordinator of the Muscle Unit of the Hospital das 
clínicas of the FMUSP

Edmar Zanoteli

Karim Wahbi
Karim Wahbi is Professor of Cardiology at the University of Paris, 
France and head of the reference centre for neuromuscular 
cardiomyopathies in Cochin Hospital, Paris. He completed his 
cardiology internship and residency at the University of Paris 
Descartes. He specialises in the clinical management of patients 
with cardiomyopathies with a specific expertise in 
neuromuscular diseases. Key areas of clinical and fundamental 
research for Pr. Wahbi are prevention of heart failure and 
sudden death and the study of molecular mechanisms 
underlying neuromuscular cardiomyopathies.
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Gustavo Mendes

Gustavo Mendes Lima Santos,  gained his college degree in 
Industrial Pharmacy, from Sao Paulo University. In addition 
to his college degree, Gustavo is also a trained Health 
Surveillance Specialist awarded by Oswaldo Cruz 
Foundation (FIOCRUZ). He also has a master’s degree in 
Health Surveillance applied Toxicology from State University 
of Londrina.

Gustavo Mendes is General Manager of Medicines and 
Biological Products (ANVISA). He has eighteen years of 
experience at the National Health Agency (ANVISA) in the 
areas of Clinical Trials and Drug Registration.
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Masterclass Objectives

• Provide a high quality educational and interactive opportunity for health care providers 

diagnosing or managing the care of patients with Duchenne muscular dystrophy (DMD) 

through information and discussion on the latest in diagnostic pathways, natural history, 

and internationally recognized standards of care (SoC).

• Provide a platform for participants to share ideas, challenges, and successes in 

delivering optimal care for people with DMD.

• Provide an overview of the current clinical trial landscape and the emerging implications 

for care and therapies.

Masterclass Delivery Format 

Due to the COVID-19 pandemic, a decision was made to deliver the TREAT-NMD DMD Expert 

Masterclass virtually, using our interactive web-conferencing platform, Whova. The format 

will involve lectures from expert speakers, a series of breakout sessions and opportunities for 

Q&A throughout. The content will match that which was planned for the face-to-face 

masterclass.

Day 1 is comprised of a range of lectures/talks from speakers with time allocated for 

questions and discussion. Questions will be posted on Whova (the masterclass app), 

moderated by the team and posed live to the speaker at the end of each presentation. 

There will be breakout sessions following some lectures to provide a space for 

discussion of certain topics. 

Day 2 is comprised of a range of lectures/talks from speakers with time allocated for 

questions and discussion. Questions will be posted on Whova (the masterclass app), 

moderated by the team and posed live to the speaker at the end of each presentation. 

There will be breakout sessions following some lectures to provide a space for 

discussion of certain topics. 
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The pre-recorded  sessions are available to delegates in advance of the live 

masterclass on the masterclass app Whova in the ‘videos’ section.

PRE-RECORDED VIDEO –

DURATRION

PROGRAMME SESSION SPEAKER DETAILS

30 minutes Introduction to DMD

• Definitions

• Variability of disease

Edmar Zanoteli

30 minutes Respiratory SoC Anri Human

60 minutes Physiotherapy and Orthopaedics 

SoC

• Routine care and assessments

• Adult care considerations 

• Emergency care

• Performance of Upper Limb 

(PUL) and North Star assessments

Jose Corderi

30 minutes Adult Duchenne and Becker Ros Quinlivan

30 minutes Communication with parents David Schonfeld

30 minutes Cardiac SoC

Adults and carriers

Emergency

Karim Wahbi

Please note: you can submit questions for these speakers in the Q and 
A section linked to their talk. 
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DAY 1

Wednesday 5
th

May 2021

DURATION BST Sao Paulo, 

Brazil

PROGRAMME SESSION SPEAKER DETAILS

5 minutes 17:00 -17:05 13:00-13:05 Welcome, programme 

overview and 

introduction to TREAT-

NMD

Annemieke 

Aartsma-Rus

3x 10 minute 

slots minutes

17:05-17:15 13:05-13:15 Patient Perspectives-

(children)

Impact of DMD 

Jose Canto 

17:15-17:25 13:15-13:25 Patient Perspectives-

(adult)

Impact of DMD 

Edna Pupin

17:25-17:35 13:25-13:35 Patient / Parent 

perspectives

Impact of DMD 

Rafael Lellis

30 minutes 17:35-18:05 13:35-14:05 Diagnosis

• Clinical presentation

• Communication

• Neonatal screening

• Tools to aid raise 

awareness

Michela Guglieri

10 minutes

18:05-18:15 14:05-14:15 Questions and Answers The speakers will 

answer a selection 

of moderated 

questions posted on 

Whova by delegates
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40 minutes

(30 minutes in 

breakout 

rooms for 

discussion 

and 10 mins 

feedback in 

larger group)

18:15-

18:55

14:15-

14:55

Workshop on Diagnosis

Clinical Presentation (with 

examples)

Difficulties in Diagnosis 

Discussion Groups led by 

faculty members. 

Reading materials will be 

provided prior to the event so 

that delegates can prepare. 

The workshop will provide a 

chance for delegates to 

answer questions and discuss 

difficulties in diagnosing DMD 

patients. 

25 minutes 18:55-

19:20

14:55-

15:20

Genetics: 

• The basics 

DMD vs BMD

Mutations types and 

frequencies

Genotype/phenotype

Working mechanism for 

mutation specific therapies

Annemieke Aartsma-Rus

10 minutes

19:20-

19:30

15:20-

15:30

Questions and Answers The speaker will answer a 

selection of moderated 

questions posted on Whova 

by delegates

15 minutes 19:30 –

19:45

15:30-

15:45
BREAK
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30 minutes 19:45-

20:15

15:45-

16:15

Genetic diagnosis of DMD 

Reference document: 

https://www.ncbi.nlm.nih.gov

/pubmed/26754139

Diagnostic tools to detect 

DMD (MLPA, NGS, 

Sanger sequencing)

Interpreting diagnostic report

Need for sharing information

Quiz

• Annemieke Aartsma-Rus

10 minutes

20:15-

20:25

16:15-

16:25

Questions and Answers The speaker will answer a 

selection of moderated 

questions posted on Whova by 

delegates

25   minutes 20:25-

20:50

16:25-

16:50

Genetics in Brazil Juliana Gurgel Gianetti

40 minutes 

20:50 -

21:30

16:50-

17:30

Genetics Discussion Groups 

Opportunity to discuss 

challenges you face (e.g. 

genetic tools not available, 

difficult to interpret genetic 

results, late age of diagnosis 

etc)

Breakout Groups led by Faculty 

to discuss issues surrounding 

genetics. 

5 minutes 
21:30-

21:35

17:30-

17:35

Close Day 1 Annemieke Aartsma-Rus

https://www.ncbi.nlm.nih.gov/pubmed/26754139
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DMD Virtual Masterclass (Day 2)

British Summer Time (BST)17:00 – 21:35 ( 4hours 35 minutes)

Sao Paulo, Brazil 13:00- 17:35

DAY 2

Thursday 6
th

May 2021

DURATION GMT Sao 

Paulo, 

Brazil

PROGRAMME SESSION SPEAKER

5 minutes 17:00-

17:05

13:00-

13:05

Welcome to Day 2 Arnaldo Godoy

45 minutes

17:05-

17:50

13:05-

13:50

Standards of Care (SoC)

• Introduction to 2018 

SoC

• Steroid & management 

of chronic treatment

• Emergency care

Volker Straub

10 minutes

17:50-

18:00

13:50-

14:00

Question and Answer The speaker will answer a 

selection of moderated 

questions posted on Whova 

by delegates
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65 

minutes

18:00-

19:05

14:00-

15:05

SoC and Steroids 

Implementation of SoC in Brazil 

(15 Mins)

Use of steroids

Discussion in breakout groups 

(15 mins)

Reaching a consensus on SoC 

(15 mins) 

• Methods to reach consensus 

in Brazil

• What are the issues?

Discussion in breakout groups 

(20 mins)

Brief feedback from each 

group (1-2 minutes max)

Introduction given by 

Alexandra Prufer de Queiroz

Campos Araújo

Breakout discussion groups 

facilitated by faculty

Arnaldo Godoy/Edmar

Zanoteli

10 

Minutes

19:05-

19:15

15:05-

15:15

Break 
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2hrs 10 

mins

19:15-

21:25

15:15-

17:25

Emerging Therapies 

Session 1 (35 mins)

Regulatory & HTA

Financial implications

Emerging therapies 

(40 mins)

Therapeutics in trials

Dystrophin restoration

Secondary pathology

Plenary Discussions (30 Mins):

Trials in Brazil

Infrastructure

Problems

Next Steps

Gustavo Mendes

Volker Straub

10 Minutes 21:25-

21:35

17:25-

17:35

Masterclass close and sum up Annemieke Aartsma-Rus and 

Arnaldo Godoy
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Additional resources from Anri Human 

1) ‘What having DMD feels like’ by Hawken Miller

https://musculardystrophynews.com/2021/03/22/what-having-
duchenne-feels-
like/?utm_source=MD&utm_campaign=2fb3eda2e1-
RSS_EMAIL_CAMPAIGN_NON-
US&utm_medium=email&utm_term=0_ea166dad7b-2fb3eda2e1-
74094977

2) Follow ‘Muscular Dystrophy Foundation of South Africa’ and 
‘Jason’s Journey with Duchenne’ on Facebook

https://musculardystrophynews.com/2021/03/22/what-having-duchenne-feels-like/?utm_source=MD&utm_campaign=2fb3eda2e1-RSS_EMAIL_CAMPAIGN_NON-US&utm_medium=email&utm_term=0_ea166dad7b-2fb3eda2e1-74094977
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The speakers have provided a range of information regarding background 
reading material on DMD and key questions for consideration. These materials 
will add further detail to what is presented during the masterclass and may help 
you to prepare for the breakout sessions and discussions. 

Any reading materials and resources will be uploaded to Whova. 

Key Questions for Consideration for session ‘Diagnosis’ on Day 1: 

1.  What difficulties have you come across in your own clinical practice when 
diagnosing DMD? 

2. Is there a particular care which was difficult? Why was it difficult? 

3. What action did you take to overcome the difficulty in diagnosing the patient? 

4. What advice/suggestions would you give to colleagues trying to diagnose patients 
with DMD?
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Key Questions for Consideration from Alexandra Prufer de Queiroz 
Campos Araujo for session  on ‘Standards of Care in Brazil’ on Day 

2:

1. Are international standards of care feasible in any country?

2. How does the health care system impact either positively or negatively on 
SoC adherence?

3. Could a personal card with information on emergency orientation care be 
of help?
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Thank you for attending

We hope you enjoyed the masterclass event and continue to share your 
learning from the event with your colleagues. When you cascade your 
learning to colleagues in your organisation, please share with us 
examples of the work you have done. We would like to showcase this 
work in our newsletter. 
If you would like to write about your experience at the DMD Masterclass 
and/or showcase your work post masterclass, then please contact us at: 

To keep up to date with  future TREAT-NMD news and up-coming 
masterclasses why not sign up to receive the TREAT-NMD monthly 
newsletter. You can also sign up as a member of TREAT-NMD for free. 
More information can be found here: https://treat-nmd.org/

Content

All content and resources on Whova will be available to delegates for a 
period of 3 months after the event. 

TREAT-NMD would like to take this opportunity to extend their 
gratitude to all of the LGMD April Masterclass speakers and content 
contributors. 

https://treat-nmd.org/
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The main funding to allow the DMD masterclass to take place was provided by 
Sarepta Therapeutics, with additional funding provided by PTC. We are grateful to 
funders for their support, without which this masterclass would not have been 
possible. Please note: Funders were not involved in any way in determining the 
content of the masterclass, the speaker selection or the delegates application 
review process . TREAT-NMD is grateful for all financial support received, so that 
our masterclasses can be delivered for free, to all delegates.

https://treat-nmd.org/

