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1- Introduction 

Spinal Muscular atrophy (SMA) is a neuromuscular genetic disorder characterized by a 

progressive loss of anterior horn motor neurons in the spinal cord and a subsequent system-

wide muscle atrophy followed by progressive weakness and disability1. The most common 

form of SMA is an autosomal-recessive disorder caused by a homozygous deletion in the 

survival motor neuron 1 (SMN1) gene on chromosome 5q13.2 with an incidence of 1:6,000 to 

1:10,000, the SMA is among the rare diseases2,3. SMA is one of the most devastating 

neurological diseases in childhood and is the number one cause of death related to genetic 

dysfunction in children1,4. The severity of the disease is highly variable and correlates with the 

age of onset and maximum motor function achieved. SMA is classified into four different 

subtypes according to clinical symptoms onset and maximal motor function achievement 

(Table 1): very weak infants unable to sit unsupported (type 1), non-ambulant patients able to 

sit independently (type 2), up to ambulant patients with weakness during childhood (type 3) 

up to adult onset SMA (type 4), although it is now apparent that the phenotype of SMA rather 

spans in a broad spectrum without clear delineation of subtypes1,2,3.  

 

 In 2017, a consensus statement for standards of care in SMA was published4,5. Disease 

management is mainly based on a multidisciplinary management to improve respiratory, 

gastrointestinal, and orthopaedic symptoms. With technical advancements and thus the 

possibility to provide non-invasive ventilator support and enteral feeding to the affected 

patients, survival has increased, but nonetheless, there is high variability in the standards of 

care of patients with SMA. 

 Recent advances in understanding SMA pathogenesis prompted emergence of promising 

therapeutic strategies resulting in several clinical trials being performed worldwide5–10. Some 

drugs have already reached clinical trials of phase I-III. Nusinersen is the first drug that has 

been approved in the United States since 12/2016 and in Europe since 06/2017 for treatment 

of SMA. 
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 The natural history of SMA patients has changed, due to the improvements in treatment 

and technological advances. A comprehensive and systematic collection of data regarding the 

natural history of the disease and the influence of different drug treatments is crucial to 

improve the care of these patients. So far, current clinical trials regarding new therapeutic 

approaches for SMA patients only cover a subgroup of the broad spectrum of severity of SMA. 

Thus, there is a strong need to monitor all treated and untreated SMA patients. 

 

 The aim of this study is to set up a healthcare provider (HCP)- entered registry. The 

planned SMA registry will provide an online platform to collect longitudinal data on SMA 

patients to achieve a better understanding of the natural history and outcomes of patients as 

well as to support further research projects. This will complement the existing SMA patient 

registry in Spain; the Fundame registry (performed by a national foundation for SMA -

Fundame) that only contains patient entered data and does not contain HCP- collected data 

and longitudinal follow up.  As a disease specific system, the database will collect data from all 

available SMA patients independently of their actual treatment regimen. Items for data 

collection will be aligned with international consensus for SMA registries (TREAT-NMD). SMA 

has a broad spectrum of severity and clinical trials only cover a subgroup of these. Therefore, 

there is a strong need to monitor clinical status of all treated and untreated SMA patients in a 

registry.  

 As an international effort to create a Global Registry of SMA, the CuidAME registry will be 

part of the SMArtCARE platform which in turn is part of the TREAT-NMD platform. The 

SMArtCARE project aims to collect real-life outcome data for SMA patients and has developed 

an online platform that ensures the quality of the data collected. TREAT-NMD is a network for 

the neuromuscular field that provides an infrastructure to ensure that the most promising new 

therapies reach patients as quickly as possible. Since its launch in January 2007 the network's 

focus has been on the development of tools that industry, clinicians and scientists need to 

bring novel therapeutic approaches through preclinical development and into the clinic, and 

on establishing best-practice care for neuromuscular patients worldwide. 

 The registry will provide an infrastructure for harmonizing data collection, and to collect 

data that are not systematically collected in the registry participating centres.  

 

2- Own previous work and activities 

 The Department of Neuropediatric and the Neuromuscular Unit at Hospital Sant Joan de 

Déu (HSJD) is part of the Paediatric Institute for Rare Diseases of HSJD (IPER) and part of the 

National network of Centres, Services and Reference Units of the National Health System 

(CSUR) and part of the European Reference Network for the thematic grouping of rare 

neuromuscular diseases (ERN-EURO-NMD, https://ern-euro-nmd.eu). The department has a 

long tradition (history) in translational and clinical research in the field of Neuro-Muscular 

Diseases (NMDs) and has executed several research projects many of them in collaboration 

with the Clinical Trials Unit of Fundació Sant Joan de Déu and with the Network of Biomedical 



    
  

5 
Protocol CuidAME, V2, 11/04/2019 

Research Centre for Rare diseases (CIBERER) and has conducted several multicentre clinical 

trials as well.  

 The neuromuscular unit team has coordinated the development and implementation of 

the national registry for two rare neuromuscular diseases: congenital muscular dystrophy due 

to collagen VI deficiency and congenital myasthenic syndromes. 

 The Neuromuscular Unit of HSJD collaborates with several patient organizations in the 

field of NMDs. The largest National patient organization with which the Unit collaborates is the 

Spanish Federation of Neuromuscular Diseases (ASEM). CuidAME Scientific Coordinator is 

member of the TREAT-NMD and is part of the Scientific Advisory Board (SAB) of several 

different neuromuscular diseases patient associations, in particular, the Spanish Association of 

SMA (Fundame).  Of note, several members of the CuidAME Steering Committee also 

participate in SAB-Fundame. 

 

3- Objectives of the study 

General Objective 1: To set up a Spanish Registry of SMA to perform a prospective long term 

follow up of SMA patients.  

Specific objectives: 

 To standardize and homogenize the data collection process for AME patient’s data; 

 To ensure the interoperability with other international registries such as Treat-NMD 

SMA Global Registry; 

 To establish a collaborative network among the participants in the registry. 

 

General Objective 2: To study both the natural history of the disease and the effect of different 

SMA specific drug treatments.  

 

Specific objectives:  

  

 To obtain information about motor function of SMA patients; 

 To obtain data about other physiological and clinical conditions of SMA patients; 

 To obtain patient reported outcomes (Quality of life / caregiver burden). 

 

 

4- CuidAME Design 

 

This is a retrospective and prospective, multicenter non-randomized registry in Spain. 

The variables included in the CuidAME registry are based on the core items defined by the 

TREAT-NMD for SMA registries and the CuidAME steering committee consensus (please refer 

to Annex 1).  Items such as personal data, data of genetic test result, clinical diagnosis, 
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functional status and pulmonary function with the possibility to introduce longitudinal data, 

among others, are included in CuidAME.  The CuidAME registry will allow the inclusion of 

retrospective clinical data in those centres where natural history studies of for spinal muscular 

atrophy are currently being conducted  and where there might be an interest in including 

valuable information collected through functional scales. CuidAME will also offer a 

standardized structure for prospective data collection in all centers. 

 

 CuidAME registry will use the SMArtCARE software developed by Open App (please refer 

to “Data handling & user Management in SMArtCARE Registry Project). This software will be 

hosted within the IT infrastructure of the University Medical Center Freiburg with the highest 

international standards for data protection and quality management and GDPR. In this sense, 

the system will be configured on multiple physical servers with redundancy so that in the case 

of a hardware failure the system will remain operational (for more specific information of 

OpenApp server and data handling please refer to “Data handling & user Management in 

SMArtCARE Registry Project). OpenApp has developed a number of registries for rare and 

chronic diseases and is the official provider of European Reference Networks - Clinical Patient 

Management System (ERN-CPMS). Open App is an open platform for developing disease 

registries that supports highly secure web based data collection, reporting, sharing and 

anonymizations of a disease’s dataset.  It exports data as CSV files which are easily importable 

into established statistical software packages, data can be interconnected/joined between 

different projects and registries.  

 

5- Timetable: 

 

Milestone Date 

Signature of contract between FSJD and BIOGEN May 2019 

1st Ethics Committee approval December 2018 

Registry launch July 2019 

First patient, first visit entered in the Registry July 2019 

Training on data entry  Juny 2019 

Training on function motor assessment for Group I Hospitals  2st trimester 2019 

1st Semester Letter Report December 2019 

1st Annual Report  July 2020 

 

 

6- Methodology 

 

6.1-Organizational structure and roles 

 

Coordinator Centre: Hospital Sant Joan de Déu will be the coordinator of this study, having the 

following functions:  
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 To ensure the Good Clinical Practices (GPC) in all procedures;  

 Responsible of ensuring that all participating Hospitals have the Informed 

Consent from all patients; 

 Training for data acquisition and data entry; 

 Ensure the quality of data collected; 

 Responsible of CuidAME registry (according to the Spanish National Law on 

Data Protection (Ley 15/1999 de 13 de Diciembre de Protección de Datos de 

carácter personal) and to the General Data Protection Regulation (Regulation 

(EU) 2016/679)). 

 

Participating Hospital Centres (Health Care Providers): The participating Hospitals are divided 

in two groups: 

 

a) Group I: Those that have the infrastructure to administrate motor functional scales 

by a physiotherapist. These hospitals are responsible for the introduction of their data, 

the quality of data and responsible for obtaining informed consents forms for their 

patients.  

 

b) Group II: Those which cannot administrate motor functional scales, independently 

on the expected number of patients to include in the registry.  For these hospitals an 

external data entry will be provided by the coordinator centre. These hospitals are 

responsible for the quality of data acquired and the obtaining of informed consents 

forms for their patients.  

 

Data Manager Coordinator: person linked to the coordinator centre HSJD and to SMArtCARE 

platform with the following functions:  

 Training in data entry and data protection; 

 Monitoring of data entry and quality of data; 

 Analysis of data; 

 Elaboration of reports. 

 

Data entry: the data entry person will be in charge of data introduction in the registry and will 

be supervised by the Data Manager Coordinator. The data entry person has the commitment 

to introduce data following the instructions described in the data collection protocol, to be 

developed before first patient/first visit milestone. 

- For Group I hospitals- data entry person should be a physician, physiotherapist or a person 

defined by the hospital; 

- For Group II hospitals- data entry will be a person belonging to the coordinator centre and 

will work with the project team of the participating hospital.  

  

Data Processor: It is considered data processor every entity which processes personal data on 
behalf of the controller. The Data Processor in this project is SMArtCARE platform who have to 
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comply with European data protection regulations when providing their services. 
 

Data Protection officer: From Hospital Sant Joan de Déu and is the responsible to supervise 

that the registry complies with GDPR. 

 

Scientific Coordinator: From Hospital Sant Joan de Déu, in charge of coordinating all the 

scientific aspects of the registry in liaison with the Steering Committee. Represents the project 

towards third parties. 

 

Clinical Site Responsible: person in charge of setting up and implementing the registry in each 

participating hospital. This responsible should work in coordination with the scientific 

coordinator and the data manager.  

 

Project Manager: From Fundació Sant Joan de Déu, is the responsible to conduct the 

administrative and financial management of the project. 

  

Steering committee: The steering committee is composed by the clinical site responsible from 

Group I Hospitals and the scientific coordinator. The functions of the steering committee are 

described below: 

 Approval of new participants 

 Monitor the course of the registry 

 Decide about specific analysis or studies within the registry if demanded from 

participating sites. 

 Decide on inclusion of registry data in future national and international studies 

 Decide on appropriateness of access rights to aggregate data for third parties.     

 

 

 
 

Fig.1- Organizational Structure of CuidAME 
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6.2-Registry procedures 

 A Bilateral Contract will be established between the legal representative of Fundació Sant 

Joan de Déu and the legal representative of each of the participating centres. This contract 

confirms the agreement in conducting the registry in accordance with the instructions and 

procedures found in this protocol and its annexes. In the Contract will be identified the 

Clinical Site Responsible. 

 

 Approvals by Ethics Committees:  It is left to consideration of each participating Hospital, 

to have the protocol approved by their respective Ethical Committee, or if each Hospital 

relies on the protocol approval by the Ethics Committee of the Coordinating Centre HSJD. 

The decision shall be declared to the Coordinating Centre.  

 

 All patients must sign the informed consent form previously their enrolment in the registry 

(please refer to section “Informed consent”). Informed consent will be secured according 

to Spanish national regulations. The informed consent will be reviewed and approved, 

together with the protocol, by the Ethics Committee of the Coordinating Centre HSJD 

before the registry starts. Once approved, both documents will be made available for all 

the Participating Centres. 

 

 Compliance with GDPR on personal data privacy: Legitimacy of data collection and use, will 

be done by a signed Informed Consent form each patient. Data is pseudo-anonymized: 

each patient will be identified in the registry by a unique patient identification code 

(patient number). A system to prevent duplicated patient entries will be implemented. A 

subject identification log with the names of all registry patients with the corresponding 

identification code assigned to each patient is kept by each centre.  Data security will be 

granted according to the National and European law (The General Data Protection 

Regulation (EU) 2016/679 ("GDPR") and , the Spanish “Ley Orgánica 3/2018, de 5 de 

diciembre Protección de Datos Personales  y Garantía de los Derechos Digitales”) and as 

described in the “Data Handling and User Management in SMArtCARE Registry Project”, 

annexed to this protocol.  

 

 Data Collection: Data for the registry will be obtained within regular, clinically 

recommended routine visits of SMA patients, depending on their current treatment 

regimen of each centre. The inclusion of prospective data is obligatory for each 

participating centre. The inclusion of retrospective data is left to the consideration of each 

participating centre. Retrospective data is therefore optional and must include function 

motor scales information. 

 

 Adding a new participant: Hospitals that would like to participate in the registry need to 

apply to the coordination centre, which will submit it to the steering committee for 
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approval. Once approved, the hospital shall follow the previously described steps related 

to Ethical approval. For all new participating centres, a bilateral Contract has to be 

established with Fundació Sant Joan de Déu as previously described.  

 

 Access to the registry: The data manager will give access to the registry to the Clinical site 

responsible and/or the Data Entry person, if applicable. The data manager will provide 

with a log-in address and a user name to activate the OpenApp system.  

 

 Training on data collection: In order to homogenize all the data collected, the coordinator 

site will provide specific training on motor function assessment to Physical Medicine and 

Rehabilitation (PM&R) physicians and physiotherapeutists of Group I hospitals at the 

beginning of their participation in the registry. 

 

 Training on data entry: The coordinator site, through the Data Manager is responsible for 

providing data entry training. Information on training will be provided before starting data 

entry process by teleconference and supported with digital material. Further support 

might be given through teleconference on a need-based scheme. 

 

 Data entry process 

 

 Group I hospital: The Clinical Site Responsible will be in charge of assigning the data 

entry person at their respective centre. After the training is completed, the Data 

Manager will provide access to the registry. Data entry is planned to be performed 

every 6 or 12 months, depending on the regular healthcare planning of each clinical 

site. 

 

 Group II hospital: The Coordinator Site will make available a data entry person that will 

visit each and every Group II hospital and will be in charge to entry the data collected. 

These visits will be scheduled every 6 months.  

 

 

6.3-Data access and data mining:  

 

a) All the participant Hospitals have free access to their own data. Data can be exported from 

SMArtCARE platform using a specific download function. The download is done in a CSV file 

with de-identified data. This export could be customize with a selection of data if is necessary.  

 

b) The Data Manager at the Coordinator Site has access to data from all centres in order to 

perform the curation and monitorization of data.  

 

c) In case of collaborative research projects, with external national and/or international 
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partners, the study or project proposal must be submitted to the Steering Committee for 

approval in data sharing (only for the propose of the study). The data provided will be de-

identified. It is of the responsibility of the Coordinator Site   to inform all CuidAME participating 

centres about new projects approved.   Projects should be collaborative among all the registry 

participants. The authorship of eventual scientific publication must be acknowledged 

proportionally to the data provided.  

 

d) Aggregated data can be shared with external third parties (including pharmaceutical or 

biotechnological industry) under specific conditions. The external third party shall present a 

request to the Steering Committee for suitability.  In case of acceptance, an agreement will be 

established between the Coordination Site and the Third-Party and requested aggregated data 

will be provided as a report.  

 

6.4- Subject Population and Selection Criteria 

  

Inclusion Criteria  

- Genetically confirmed 5q SMA  

- Patient or caregivers written informed consent has been obtained  

 

  Exclusion Criteria  

- Further types of SMA (non 5q SMA)  

- Patient without legal capacity who is unable to understand the nature, 

significance and consequences of the registry  

 

6.5-Enrolment of Subjects in the Registry  

 

The patient will be included in the registry if: 

 

o The patient accomplishes, all inclusion criteria and no exclusion criteria are fulfilled. 

 

o The adult patient or both parents /guardians of the paediatric patient have given their 

informed consent (and patient assent was obtained, if applies) for the participation in 

the registry. If one person has full custody, this will be documented. 

 

 

7-Quality assurance 

 

The Coordination centre is the responsible for implementing and maintaining quality 

assurance and quality control systems with written SOPs to ensure that registries are 

conducted and data are generated, documented (recorded), and reported in compliance with 

the protocol, GCP, and the applicable regulatory requirement(s). 
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Data quality: OPENAPP system will be used to review the data for completeness, 

consistency and plausibility. The checks to be programmed will be specified beforehand in a 

data validation plan. After running the check programs, the resulting query lists will be sent to 

the investigator for correction or verification of the documented data. Data corrections will be 

entered directly into the registry by the entry data, or designated person. Data Manager will 

perform in site monitoring in all participating Hospitals at least once a year.   

8-Number of expected patients included  

   

Approximately 450 patients will be included in the registry. Neither restriction on age 

or sex will be applied. 

  

9-Premature Termination or Suspension of the Registry  

 The registered patient can have his/her participation in the registry terminated 

prematurely at any time without having to give reasons.  

 The treating physician has the right to terminate registry participation of a patient 

according to the following conditions:  

  Loss to follow up: after patient missed 2 consecutive appointments and investigator 

contacted patient/caregiver without success; 

  Logistical reasons (patient changes his/her doctor or hospital or moves to another 

location); 

  Extreme circumstances arise which make any registry-relevant follow-up impossible  

 Decease ( explaining the cause of it and Data) 

 In case that a registry patient discontinues, documentation should be completed as far as 

possible, e.g. a final examination. Wherever possible the reasons for discontinuation should be 

documented in the CRF. The Clinical Site Responsible has the right to terminate their 

participation in the registry.  

 The Coordinator Centre can initiate the exclusion of a Participating Centre from further 

participation if serious problems arise with regard to the quality of the collected data which 

cannot be resolved, accordingly to the Steering Committee final decision. Premature 

termination at one of the participating centres does not automatically mean a termination of 

the registry for already enrolled registry patients. The documentation of already enrolled 

registry patients will be reviewed for completeness and plausibility. Queries may be raised for 

further clarification before the centre is closed. These queries must be answered properly by 

the centre.  

 

10-Biostatistical Planning and Analysis 

10.1-Data registry analysis 
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 The first analysis will be performed 12 months after registration of the first patient. It is 

intended to conduct yearly analyses.  All statistical programming for analysis will be performed 

with the IBM SPSS software V.25.  

 No formal sample size calculation is performed, since this registry aims to collect SMA 

patient’s data as completely as possible by including all SMA patients in Spain. It is expected an  

overall approximately of 450 patients will be included in the registry. 

10.2-Methods of Analysis 

 The statistical analysis will be mainly descriptive. First, data quality will be assessed by 

describing recruitment figures and data completeness (percentage of missing values). Patient 

characteristics will be displayed in terms of demographic data and disease characteristics at 

first diagnosis. Time to event endpoints will be estimated and displayed using the Kaplan-

Meier method. Continuous data will be summarized by arithmetic mean, standard deviation, 

minimum, 25% quartile, maximum, and the number of complete and missing observations. If 

appropriate, continuous variables can also be presented in categories. Categorical data will be 

summarized by the total number of patients in each category and the number of missing 

values. Relative frequencies are displayed as valid % (number of patients divided by the 

number of patients with non-missing values). 

 Analyses referring to special research questions can be conducted, if requested and will 

be described in a specific Statistical Analysis Plan. 

 

11-Ethical Requirements 

 This registry shall be implemented and reported in accordance with the ICH Harmonized 

Tripartite Guidelines for Good Clinical Practice, with applicable local regulations, and with the 

ethical principles laid down in the Declaration of Helsinki. The general principles of ethics, 

human rights, dignity and fundamental freedom as described under the EU Treaty will be 

respected.  

 Changed registry procedures can only be carried out if they have been approved by the 

steering committee and the leading Ethics Committee, and if the patient has been 

appropriately informed and has given his/her written consent. 

11.1-Informed Consent  

 Patients and their parents and/or their legal representatives will be informed, before the 

enrolment in the registry, by a specialist, in oral and written form, about the aim of the registry 

and the methods used (including the purpose and extent of the registry, collection and use of 

personal and medical data), The patient and/or their legal representative(s) will be also 

informed that participation is voluntary and that he/she may withdraw from participation in 

the registry at any time without having to give reasons and without penalty or loss of benefits 
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to which the patient is otherwise entitled.  Written information specially formulated to 

children between 7-12 years-old, parents/representatives and adult patients are available. 

(Please refer to Informed Consent forms on Annex 2). The patient will be given ample time and 

opportunity to obtain answers to any open questions. All questions relating to the registry 

should be answered to the satisfaction of the patient and/or their legal representative. 

 The written consent form will be personally dated and signed by the patient and/or 

parent/representative and by the Clinician responsible. After signing, the patient will be given 

one copy of the signed and dated written consent form and any other written information to 

be provided to the patients. A copy of the duly signed informed consent must the filed at the 

participant site and scanned copy should be given to the Coordinator Centre for registry 

archiving.  

 By signing the form, the patient also declares that he/she agrees to the recording of 

personal data, particularly medical data, for the registry, to their storage and codified 

(“pseudo-anonymized”) transmission to the Coordinating Investigator and/or his designated 

registry team. 

 

12-Insurance and reimbursement 

 Patients will not be reimbursed separately. As this registry is purely observational, a 

patient specific insurance coverage is not required.  

 

13-Archiving 

 The personal data will be preserved while the registry is in force and once it has been 

completed, during the time necessary to comply with legal obligations and other legal 

responsibilities that may arise. After completion of the register, the subject identification log 

and all essential study documents will be retained at each participating centre. The 

investigator will be responsible for the storage.  

 

14-Administrative Agreements 

 Biogen provides financial support for this registry. This funding source had no role in the 

design of this registry and will not have any role during its execution, analyses, interpretation 

of the data, or decision to submit results. Additional funding from other sources might be 

possible in the future to secure long-term sustainability of the registry. 

 

15-Publication of Registry Protocol and Results 

 Each publication of results will be in mutual agreement between the principal 

investigator, the other investigators involved and the Study Steering Committee. All data 
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collected in connection with the registry will be treated in confidence by the coordinating 

investigator and all others involved in the registry, until publication. Interim data and final 

results may only be published (orally or in writing) with the agreement of the coordinating 

investigator and the Study Steering Committee. This is indispensable for a full exchange of 

information between the above-named parties, which will ensure that the opinions of all 

parties involved have been heard before publication. The agreement, which does not include 

any veto right or right of censorship for any of the parties involved, may not be refused 

without good reason. 
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ANNEX 1. DATA SET OF CuidAME Registry 

Herein are described the 16 sections of the data set. For further information on the variables 

included in each section, please refer to the Data Collection Protocol. 

 

Section 1: ENROLMENT 

 

Section 2: DEMOGRAPHICS 

Family history of SMA 

 

Section 3: LIVING STATUS 

   

Section 4: GENETIC DIAGNOSIS 

Results of genetic testing  

Type of SMN1 mutation (e.g. deletion/point mutation)  

SMN2 copy number  

Mutations in other known genetic modifiers, if applicable  

 

Section 5: CLINICAL OBSERVATIONS  

Age at onset of symptoms  

Height / Weight / Head circumference  

Chest circumference  

Contractures 

 

Section 6: SCOLIOSIS AND ORTHOPAEDICS  

Baseline orthopaedics 

Pain (localization, severity and date)  

Scoliosis: Cobb-Angle, Surgery (date) 

 

Section 7: MOTOR FUNCTION  

Observed in clinic; Reported by Patient/Caregiver  

Motor functions achieved and age of loss  

Fatigability 

 

Section 8: WHEELCHAIR USE 

 Manual or electrical 

 

Section 9: NUTRITION 

Nutritional baseline and interventions 
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Current nutrition status 

Use of a gastro tube  

Dysphagia study 

 

Section 10: PULMONARY FUNCTION  

Use of mechanical ventilation or non-invasive ventilations (hours per day and age at start) 

Tracheostomy (date) 

Peak cough flow (date) 

Vital capacity (date) 

Use of a cough assistant device  

 

Section 11: THERAPIES AND MEDICATIONS 

Disease-modifying therapy for SMA  (Currently / Previously)  

Concomitant medication  ( e.g  Salbutamol, Virmain D) 

Concomitant therapies (e. g. Physiotherapy)  

Immunizations and RVS – prophylaxis 

 

Section 12: HOSPITALISATIONS AND COMORBIDITIES  

  Hospitalization / Intensive care units ( date and cause) 

 

Section 13: CLINICAL RESEARCH   

Participation in a clinical trial (Currently; Previously) 

 

Section 14: MOTOR MEASURES 

Mandatory for centres with trained physiotherapists (TP) / retrospective data could be 

included if it is available.  

 

Section 15: PATIENT-REPORTED OUTCOMES (PRO) 

 

Section 16: ELECTROPHYSIOLOGY AND BIOMARKERS 

 CMAP and Muscle imaging  

 

Patient´s samples collected for research  

 DNA: yes/ no / unknown  

 CSF: yes/ no / unknown  

 Serum: yes/ no / unknown 

 Muscle: yes/ no / unknown 

 Fibroblast: yes/ no / unknown 

 


