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Aktuelle og kommende terapier
under TREAT-NMD

Mal: ‘“advancing diagnosis, care and treatment
for people with neuromuscular diseases
around the world"
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Forbedred infrastruktur for at harmonisere vejen
fra laboratorium til klinisk prove og behandling:

B Standardisation of animal and cell models

Production, toxicology and systemic
delivery methods

Biobanks

Protocols for molecular diagnosis
Outcome measures

Standards of diagnosis and care
Clinical trial coordination

Patient registries

Training, communication, dissemination
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TREAT-NMD collaborations - a global network
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Trial readiness: outcome measures

Development of online
registry of outcome measures

Assessment of available tools in
clinical situation

Identification of gaps in knowledge

Dialogue with regulatory authorities
= Flexibility, training, education

Not promoting a single OM but

assessing which are appropriate for
different situations
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HOME

VIEW A-Z

SEARCH

FAQ

REFEREMCE MATERIALS
CONTACT/SUPPORT
DISCUSSION BOARD
CONTRIBUTORS

MAINTENANCE LOGIN

Registry of Outcome Measures

Home | View A-Z

View A-Z

You are currently looking at an alpha-numerical listing of the existing outcome measures that have been entered into
the Registry. Click the relevant link to 'view summary descriptions’ for a group of outcome measures.

™
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NUMERIC (View Summary Descriptions)

# 12 Minute Shuttle Walk Test

top
A (View Summary Descriptions)
®» ACTIVLIM: a Rasch-built measure of activity limitations
» Ankle Dynamometer
top

B (view Summary Descriptions)

» Balance Quality Tester
» Biodex System 3 Pro
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Standards of Diagnosis and Care

1. A joint basis for diagnostics and care improves quality
of multinational freatment studies

2. Low prevalence necessitates expert advice being
collated on a multinational level

3. Families should be offered the most informed
treatment and counselling regardless of where in
Europe they live
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Fokus pa Duchennes muskeldystrofi (DMD)
og spinal muskelatrofi (SMA)
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Standards of care in SMA

- ICC Consensus statement for SOC in SMA
TREAT-NMD/ICC précis kS
ICC Family guide

www.treat-nmd.eu/soc/eng/sma
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ICC Consensus statement for Standards of
care in SMA

Standard of care committee (SCC) formed 2005 to establish
guidelines

12 core members, 56 experts

How to reach consensus? Delphi technique
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ICC Consensus statement for Standards of
care in SMA

Five areas adressed:

diagnosis

pulmonary care

GI and nutritional care
orthopedics and (re)habilitation

palliative care

Three functional levels:

nhon-sitter

Sitter

walker
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Patient Care

HEALTH PROFESSIONALS = PATIENT CARE = SMA

ABOUT US *

Standards of care for spinal muscular atrophy
eV TREAT-MMD has been warking with the authors of the recently published
MEETINGS & EVENTS consensus statement on care for patients with spinal muscular atrophy to create

useful summary factsheets based on the full published document. A TREAT-MMD
GET INVOLVED working group is continuing to develop the standards for care on SMA in areas

such as physical and occupational therapy, orthopaedics, nutrition and
PARTNERS psychosocial implications. We will be looking for volunteers from amongst the
WHAT WE DO partners and others to help with the generation of these further guidelines soon.

We are very interested in talking with patients and clinicians about these

OUTCOME MEASURES
recommendations and suggestions for their future improvement. If you're

PATIENT REGISTRIES interested, please email the TREAT-NMD team at info@treat-nmd.eu.
PATIENT CARE Translations b i
Eastipe We believe it is crucial to have this type of information about standards of care SMA precis - English
B EHA available in patients' and clinicians' native languages, and we are therefore in SMA précis - German
CHE the process of translating it into @ number of languages with the generous help SMA précis - Dutch
DOWNLOADS of multilingual staff within the TREAT-NMD network and colleagues from patient SMA précis - Russian
arganisations. If you are interested in translating our factsheets into your SMA précis - Bulgarian

language for hosting on our website, please contact the TREAT-NMD team at
info@treat-nmd.eu - we'd love to hear from you!l

Full consensus statement - English

Family guide to the consensus

tat t
Translations that are currently in progress include: Paolish, Dutch, Italian, Turkish e

and Slovenian

www.treat-nmd.eu/soc
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TREAT-NMD interim Standards of Care
recommendations for DMD

Diagnosis
+ Medical treatment (cortisone)
* Nutrition / gastroenterology
- Respiration
- Cardiology
- Orthopaedics
» Psychosocial
* Rehabilitation
* Oral and dental care

www.treat-nmd.eu/soc
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TREAT-NMD Accelerating treatments

Neuromuscular Network for neuromuscular disease

Keyword Search Standards of care for Duchenne muscular dystrophy

Home

. Introduction
NEW! Year One Update l

The process of drawing up a comprehensive set of recommendations for standards of care in

. g
MEW Indutey Section DMD on the basis of true international consensus is ongoing, under the auspices of the CDC

NEW! Outcome Measures Care Considerations project, and is likely to be complete in 2008. In the intervening period,
TREAT-NMD is warking to get as much useful information as possible summarised and out into

Standards of Care the public domain. A group of experts, primarily co-authars of existing DMD management

I DMD quidelines, has been invited to collabarate with the TREAT-NMD activity leaders with the aim of
first collecting and comparing existing management recommendations and reaching consensus

I ki from these documents and updates of present knowledge, and subsequently presenting these

About Us consensus recommendations at a "DMD standards of care" meeting in 2008.

Meetings and reports

TREAT-NMD interim recommendations
Mewsletter Archive

this area while awaiting the maore detailed recommendations presently being drawn up by the LS Center davmnicad
for Disease Control in collaboration with TREAT-NMD. The present guidelines are to be considered as

Patient registries expert opinion, and are not based on systematic review processes, although an evidence-based approach has guided the
work. Use the download button to download a PDF of these TREAT-NMD care recommendations.

The aim of these brief recommendations is to achieve the rapid dissemination of existing knowledge in
e ==

Regulatory Affairs



L
16 — TREAT-NMD

Neuromuscular Network

Trial readiness: clinical trial
coordination centre

University of Freiburg (MD-NET MID-NET

Services:

" Project and data management
= Monitoring

= Study assistance

" Training

= Bioinformatics

= Trial site identification

= Guidance on European
regulations

= EMEA/FDA contacts
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Trial readiness: network of trial sites

Sites per country [Total = 85)

Pre-feasibility data obtained on
clinical sites worldwide with
trial experience and
neuromuscular expertise

Gueraaevp {133

Eastra {1}

Sewden (1]

{Batalie 1]

Paland {1]|

Hungary (3}

° ° °
es O u I C e O I I n us l I G n n l ng l I I a S & Gaamany (121 ® Franes (6 S Bulgania (1) Ssiria o) ® Bragd (1] © Sweden 1) © Ausvaia (3 ® Coach Republic (1) @ Canada (5)
® . Maradona (1] ® Balgum (3] & Crogta {1) @ Poland (1] & USA (1] & Hungary (2] @ Tukey () @ Swiedarst (6] # Heferands
Rl (7] @ UK 1) @ Dsiash 1] @ India ) @ Usiaine (1] @ Stovesia 1) @ Roemania (1) ® Spain ria {1

Combines with patient care
initiative to disseminate
best practice and care standards

Possibility of using network as
platform to fast-track certain trials
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CTCC Feasibility Questionnaire:
overall patient population

Total number of patients
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How it works in practice: first feasibility study

» Enquiry from a company considering a clinical trial in
DMD (Europe/US)

» Accurate clinical data required for trial planning
* Inquiry received: 5 June 2008

* Request for recently recorded or updated data only
(< 1 year old!); 2 weeks for completion of study

* Report completed: 23 June 2008

* Dramatically quicker results O trials are
suddenly more attractive
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Trial readiness: patient registries

A global database of patients with the genetic and clinical data
necessary for trial recruitment

Many benefits o registered patients

* Feedback on standards of care and new research developments
= Feeling a sense of "belonging” to a broader community

= Not being left behind as clinical trials develop
= A link to the research community

Many benefits to industry

= Easy access to patient community

= Clear concept of target market

= Feasibility and planning of clinical trials

= Recruitment of patients into clinical trials
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Registries for DMD: harmonized items

rsonal data of patient (name, birth da ddress)

* Diagnosis (DMD, BMD, IMD, SCarrier, not detetxqined)
* Mutation/Deletion

* Motor function: ambulation
Medication: steroids

rdiac involvement
* Ventilatory function (Ventilator use) >
cle biopsy Highly encouraged

Mandatory
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Registries for SMA: harmonized items

onal data of patient (name, birth
Diagnosis (SMA, other, not determined)
* Mutation/Deletion of SMN1 gene
Motor function: ambulation

Feeding function: gastric/nasal tube
Scotesis_surgery

ory tunction (Ventilator use)
* SMNZ2 copy number Highly encour@

sification

ddress)
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Patient registries

TREAT-NMD
global database

Pseudonymised
(encrypted)
data
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Patient registries

TREAT-NMD
global database

Pseudonymised
(encrypted)
data
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Currently planned national TREAT-NMD

registries on DMD & SMA (April 2008)
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Associated
Registries:

Australia
Canada
Japan
USA




Duchenne Muscular Dystrophy Pipeline

Available to Patients
Phase Il
( Definitive Trial)
Phase NI
{Human Safety
and Efficacy trial)
Phase IIN i
Phase |

(Human Safety trial)

Pre-Clinical 2| | B3 =
(Testing in - B E
Laboratory) |

Research
(Finding Potential
Drugs)

Calpain/Profease Inhibdors  Anii-inflammatary anl'l Ilﬁ.:ldﬁu:i.n:tnn Gene Corredion Elne Corficosteraids  MNew Drug
(High Mu’:ﬁm}

*Ilmiu.i:dTri]:huﬂ:udm.pmﬂmbmlﬁbDHD

WwWW.parentprojectmd.org



Duchenne Muscular Dystrophy Pipeline

Available to Patients

Phase Il
[ Definitive Trial)

Phase N
{Human Safety

and Efficacy trial)
Phase Il —
Phase |

(Human Safety trial)

Pre-Clinical
(Testing in = -1
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Research

(Finding Potential

Drugs)

Calpain'Prolease Inhibiors  Anfi-inflammatory Gl'wrli Imi.l:ldP‘m:ﬁ.ll:tnlt Gene Correction E-lne Corficosteraids  MNew Discovery
(High Throughput Screens)
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Kommende terapier: -vem vdlger trial
og pa vilke grunde?

Farmaceutisk firma veljer kliniske centra
Kliniske centra veljer trial at deltage i

Enkelt person/familie veljer slutlig deltagelse
Leger / terapeuter radgiver

Skal TREAT-NMD give “expert advice"?
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Konklusion:

* TREAT-NMD arbejder for europeisk/internationel
konsensus kring bedste nu kendte behandling

- forberedelser for kliniske studier (outcome
measures, patient registries, CRCC)

* Mange Kliniske trials nu eller pa vej gor det viktig
vilge at deltage i den rette

www.treat-nmd.eu



_TREAT-NMD

Neuromuscular Network




	Dias 1
	Dias 2
	Dias 3
	Dias 4
	Dias 5
	Dias 6
	Dias 7
	Dias 8
	Dias 9
	Dias 10
	Dias 11
	Dias 12
	Dias 13
	Dias 14
	Dias 15
	Dias 16
	Dias 17
	Dias 18
	Dias 19
	Dias 20
	Dias 21
	Dias 22
	Dias 23
	Dias 24
	Dias 25
	Dias 26
	Dias 27
	Dias 28
	Dias 29
	Dias 30

