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TREAT-NMD
TREAT-NMD Alliance Ltd is a registered charity with a wholly-owned business arm called TREAT-NMD 
Service Ltd. The companies are owned by our network, and work to drive forward the network’s aims.

Charitable activities

Commercial activities
Committees – e.g. TGDOC/TACT

TREAT-NMD Alliance Ltd
Registered Charity

Board of Trustees

Members Advisory 
Committees

Task 
forces Staff

TREAT-NMD Services Ltd
Wholly-owned subsidiary

Board of Directors
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Our vision
To accelerate the development of effective 
treatments and to establish best practice 
diagnosis and care for neuromuscular 
patients worldwide.

Our mission
To operate a collaborative, inclusive global 
network and organisational infrastructure 
that will overcome fragmentation, providing 
support services, information and data to 
advance treatment, diagnosis and care for 
neuromuscular patients globally. 

Our goals
• Leverage and expand our global reach
• Provide the ‘go to’ tools and services to support each 

stage of translational research
• Provide educational tools to improve diagnosis, 

treatment and care
• Facilitate agreement and adoption of standardised 

care guidelines, pre-clinical models, outcome 
measures and disease-specific datasets

• Further de-risk and accelerate the development of 
therapies by extending our advisory committees and 
enquiries processes

• Raise our profile and that of the neuromuscular 
disease areas we serve

• Facilitate best practice in data collection and become 
the ‘go to’ provider of NMD data to support 
evaluation, approval and post authorisation 
requirements of new treatments
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Market 
developmentPreclinical

De-risking and accelerating drug development
TREAT-NMD has several complimentary work streams that support drug development and bring new 
treatments to patients as quickly as possible

Regulatory 
approvalClinical Trials Reimbursement Post-marketing 

surveillance

Global Registry Enquiries

TACT

Patient-level data projects

TREAT-NMD Education Programme

Consulting

Disease-specific data model development

Patient Information Provision

Horizon scanning
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TREAT-NMD Global Registry Network…
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1 Global Registry Network Overview 2022

The network
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Geographic Reporting Boundaries Registry Reporting Type

Regional
7%

National
63%

International 
(any)
15%

International 
(selected)

15%
Clinician 
reported

36%

Patient 
reported

14%

Patient & 
clinician 
reported

25%

Patient 
reported, 
clinician 
verified

16%

Other
9%

Registries within the network
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13+

Diseases

48,755

Patients with 
genetically confirmed 

disease

65,750

Patients

67

Registry Members

The network in numbers
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Our qualification journey…
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A single disease: SMA

• Most mature expanded core dataset

• Treatments available, so most data requirements

• TREAT-NMD infrastructure most advanced

Infrastructure, data and processes

What to apply for?
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37
Registries

9,276
patients

7,735
genetic diagnosis

The network in numbers
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CDW

Clinician

Patient

Results of analysis or 
data made accessible 
for external analysis

TREAT-NMD

GRP

En
qu

ire
r

Single point 
of contact

Analysis 
& access 

portal

Upload

PPRL

Dataset

TREAT-NMD and EMA Qualification

QC 
Governance

Registry network
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TREAT-NMD and EMA Qualification

TREAT-NMD Global Registry Platform 

TREAT-NMD Central Data Warehouse

TREAT-NMD Dataset

Data held in CDW

The federated network model

SMA

Post marketing efficacy studies

Natural history provision

Clinical trial control arm data

Validation of outcome measures

Seeking advice on… To provide data for…In…

In 2022, TREAT-NMD completed the first step of the Qualification process: Scientific Advice
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TREAT-NMD Global Registry Platform 

TREAT-NMD Central Data Warehouse
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Thank you
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