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• Goal: development of Croatian registry and 
including it in global registry of patients with 
NMD (DMD, SMA ) in cooperation with TREAT-
NMD
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• http://www.treat-nmd.eu/
• network for the neuromuscular field that 

provides an infrastructure to ensure that the 
most promising new therapies reach patients as 
quickly as possible

• development of tools that industry, clinicians and 
scientists need to bring novel therapeutic 
approaches through preclinical development and 
into the clinic

• establishing best-practice care for neuromuscular 
patients worldwide.



Treat NMD global patient registries

• Scientific advances over recent 

• substantial changes in the treatment

• plans for large studies involving patients from 
more than one country



• New therapeutic strategies for neuromuscular 
diseases

– Patients suitable for that trial should be found and 
contacted quickly

– patients' details - collected together in a single 
database or "registry" that contains all the 
information that researchers will need, including 
each patient's particular genetic defect and other 
key information about their disease



• National registries (European, worldwide)

• Single global registry

• DMD, SMA,...



Aims 

• Helping existing research and clinical trials

• Planning new clinical trials

• Improving patient care, such as the 
assessment of care standards in different 
countries

• Epidemiological data



• Diseases:

– DMD, SMA, (DM, CMD, FKRP, LGMD2B,...)

• For upload into the global registry, diagnosis 
must be confirmed via genetic testing results.



What is needed for registration?

• Registry questionnaire

• National (Croatian) registry

• Unauthorized people are not able to gain 
access to any information

• Global registry - unique code assigned

• Local ethics committee and TREAT-NMD 
governing board and ethics council 

• Only coded data 



• Regular data updating

• National registries: 

– Staff in charge of national registry

– Access to medical records to obtain information 
necessary to the project 

• Data are stored in secure manner



Benefits from registering

• We will inform you if you might be a suitable 
candidate for a certain clinical trial

• We will also inform you if we receive any new 
information on your disease which might be of 
interest to

• The data collected might also provide benefits 
to other patients with the disease

• General statistical information from the global 
registries



• There is no guarantee that registering will 
ensure involving in a clinical trial

• There is no obligation to participate in trials

• Withdrawal the data from the registry is free 
to be done without any explanation.



Croatian registry

• Still under construction, but...

















Patient information and the consent 
form



• Goals:

– To finish the construction of Croatian registries 
and to participate in global registry



• Information:

• registar.nmb@gmail.com

• Referentni centar za pedijatrijske neuromuskulrne 
bolesti – Zavod za pedijatrijsku neurologiju, KBC 
Zagreb – Rebro

• thelehman@yahoo.com

• National curators

mailto:registar.nmb@gmail.com
mailto:thelehman@yahoo.com


• http://en.care-nmd.eu/

• European Project improving care for 
Duchenne muscular dystrophy

http://en.care-nmd.eu/
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