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1. Newsletter first issue. December 2013

1.1 Format, contents and development process

It has been produced a newsletter of 16 pages, and eight chapters which will be accessible on the

RARE-Bestpractices website and which will be further disseminated via e-mail.

With regard to the format since the newsletter it has been planned yearly, it has been decided to
take the opportunity of the first issue to develop a booklet, targeted to rare diseases
patients/general public, which describes the activities of the project (more in detail than in the

RARE-Bestpractices leaflet) by using a plain language.

The aim is not only to give to the audience an overview of the project (specific objectives, work

plan, participants, list of the past and of the forthcoming events) but also to:

» focus on the core research activities (work package 3, work package 4 and work package

5) and dissemination activities (work package 6) explained by each work package leaders

» make explicit how the work of each work package will make a difference for rare disease

patients
» focus on RARE-Bestpractices patient engagement and expectations about the project

» explain the definition, the role and the importance of documents such as health technology
assessments (HTA), guidelines and recommendations, since they are words that are cited
frequently in the project documents. Try to make understandable also concepts such as

good value for money” in the field of HTA appraisal of medicine, “quality of guideline”, and

“evidence”.

The development of the first issue of the newsletter has been done by ISS in partnership with
EURORDIS (editorial coordination). Several partners have also contributed to the creation of the
contents: Kl, HIS, LSE (authors’ name are listed in the contributing authors sections of the
newsletter). Furthermore the contents has been submitted by partner EURORDIS to patient
representatives (listed in the acknowledgment sections of the newsletter) who provided their
suggestions to make the text more understandable and gave also opinion about the patient
engagement and patient expectation on the project (described in the chapter “Engaging with

patients”).

The graphics of the newsletter is by ISS.
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MESSAGE FROM THE PROJECT LEADER
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THE RARE-BESTPRACTICES PROJECT

RARE2astpe s @ fouryacr project (Jaruary 2013-Di 2016) funded by the S Fre
Frogramme of the Ewopean Unian (FP7/2007-2013).

The Notionol Cantre for Rore Dieases (CNMR) of the Isthuto Supericmne o Sandd acts a a coardinalor,
beinging fogether a team of highly quailed experts in 1he arnea of guideines, syslemalic reviews, health
fechnology auenments, hacith policy, rare diecse epidemiciogy, public health coming trom ¥ countries
acros Ewope. The praject alms 1o Impy he Qer of rare and it & shaop y O
who biing a tread range of panpectives fram ocros word.

Flecuse go 10 he project parficipants chapher ol page 15 10 see the full st of instbutions, crganisaticns and
peopie Involved.
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Improving the core of rore disease paotients
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The RARE-Bestpracfices Work plan
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WHAT GUIDELIMES ARE AND THEIR IMPORTAMCE
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WHAT HTAs ARE AND THEIR IMPORTANCE
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WORK PACKAGE 3

Whal are the aclivlle of Woek Packegs 5T

A rrajr gool o the RARE-Bestprocioes project B b inform aboul prasenty
ervalabie QuISeliras 107 Fore Ciseases, oFvdl 10 MCOmmend Brocedsed 1of how Bedt
mmmmmmmmmmlmnmmmm
WY | w BOBESE by FGans of sunagys
mmummmpﬂm an whal g o rare
o prasaniy in use in BJ wmwumlnmm mreathoch used
mpmmrum Mgt vl ciRgas TPl UEHTIoR Of o Bt 1o producs Tulune
[ Tor rone ven ore foced with two mojon dificuliies here. One i The lock of
pﬂﬂnuhmm aﬂummlﬂ-bﬂﬂmlm Py ssch guicielireas
ok badl be prodeced in crder i be redlabls. mmmdmhmbmw-nnpmpu
mathodslogiaes o develon e guidelires tor heolth cane inlersaniions. Onoe s ol been
waa inbend o moke use of These maeivods io develop guidelnes for ane rome dbease, hmmhmﬂh
this e sibiity ord walies of ogresd prodocst,

How will this work malios o dilsrenca he palents?

T ol why g " 4 rmearhant. O b o oo te for ndbdduak wilh
mmammwmmmwmmuqnmm;aum Ancither
5 B Pelilpy Pl prowidien with tha some infermalion. A Bhird ofhen oegoSien meason i e irgoriancs in
chbﬂmﬂmmmmammﬂmhmmhmhmﬂm-
s Thisrogry In quastion, Our sk airg 1o Improse il by colliiiing guldadinas, and
o agres on meiheds lor hoturs densailapr of guilchalireas lor rans Ssoesd

Thoemnos Sarsan
Lanacier of Wik Pockoges 5§

Eoroinskn Insfhde

rb_del_6_02 newsletter_ 01_2013 12 13



RARE-Bestpractices — Platform for sharing best practices for management of rare diseases

WORK PACKAGE 4

Wheat ore the Gefvilien of Werk Package 47

b leodng Work Pockage 4 of fhe BARE-
Buhmc‘.‘lul nm'lcr Thl Wisk Fockoge will ind ond creahe a colleclion of
guidelingas descibing the bast appreachas o diagroedng ard resiing paespls with
FoFe TS, GUISEING: 1of Pord dBGa s 1 devaiop S and PUbERS by rrany
Ot QRO ik ing My STRCUR B AR whae sy 0re naaced, porliculay by
cliniciord wh ane rod expaars in the porficular dhecie. We will mabe o colleciion of
gubdelings ovallobhe Tecugh o publicolly aocesible wabale with seorch locife
el sbeoybd mnoks B eow fo nd the right indsmalion. The wabshe wil provds
Inlorenioicn on ko up o dote e guidalres ang. We wil abio devalap o wory far usen of gukdelngs o fell
Pz wenll Ty honvs Basain denslapad and Sharalons kow Boaly Tha health and walbaing of peopls with
el rang Condmon B b B tha b I S3con o T colitian of gQuicalngs, an
anockbed of RSO ons will e mode o help cinicion and eeochan o
idaniily the aspech ol rore diseas mnwmnlmmum. mcal from mew researnch,

Bow wil 1hls work make o dilerencs b palianls?

A pragant, it ina rane dhease maoy be wootieed aorcds courries and
geographica regions and not hove the apporunily fo shore Tl inowdedge o Kenlily best proclics
In raling pattenty with these condBiord. This work pockage il banaedh palients by making ovalable o
clirichorg ool Europe fond e word) the Bast. mcdl up-to-dabhe guidalings on the heoimant of rore
lbimas0s e paeiheg of wihans Thisy B, Thils vl halp moke surs Tt wherswer 3 palee B in Europs thadr
dator will Ency abau! T Badl Fea et M

Koren REchia
Legder of Wark Pockoges 4

Haalihcans Irrprovarrsant Seotiand Haolh Improssmant Seotond

.

rb_del_6_02 newsletter_ 01_2013 12 13



RARE-Bestpractices — Platform for sharing best practices for management of rare diseases

WORK PACKAGE S
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WORK PACKAGE &

Whet ore the acluiles of Wedk Package 47

This RARE-Badipractioed project wil mabe d majyr afion in didaminasing e
project msulh and achievaman fo the sclendiic community, to the policy maken
and io e general public.

A whabdlhe hoy oisody Basn ok k d, wiwesLr basiprac ik i, which now
prosidiag infarmation about tha project airve, work plan and nadwenc. T wekiibs
will bl ConTRUoUS  UEootsd  Wih P aboul P prokect and about ket
Wl By SINGT IRSERCRWTS el Mok

This she wil ba inked o e dolabase of guidelires and o the doiobase of reseorch recommendations
i rars dhsosed wiich will b creabed durng e couse of the project, Thase Peo dolobases will be rmods
boih ey socaulble and witable foruse by the sclaniile ond paliant rans dhesses comenunily.

Wha will Fioke an afiod for on eralve uses of e wab and of e onling loclifes o communicate our
racills ang support dota shaning in the leld of bast proctica. 'We will provics fres goosds ho educotional
matanal and tulorial uboblks i peobis Feraned n developing oF wing guidalines and rdearch
recommandations for o dbecied.

An imponiont gool b o encouage discussion ond debate That goss beyond e precises Bmits of e
prcject Fadl. As o coniriboficon fo this goal and a3 one-of T profect dellveeoioks o nsvw sChncs journal ko
bgsr crgabed This joureal b anfited Fors Dbeasss and Orphan Drugs. an infermolioral bsumal of Publes
HianaHh axred vl Poahi s Achaamn gl TORUIF G IMParant aspset of publie Rearr.

Bow wil thh wedk make o dillersncs ko paliania?

This Wk Pockoge nbands iz in ol haakh core profaidh k. patiants and policy maken:
oornE Ewapes abosut e Impononce of dewelaping health come guidelngs on rans disaasas fhal are
o rgorousy” Theough e cin arad this of e ot aciariioaly wund
haclihcore praciices.

D wrk will abio punsue inderaction with BURORDE, BUCERD and BUCERD joint acikn o provoke sociol
and govemmaeniol responss o the infegrotion of The projsest reduits indo sustoinable haollh polkcie,

TSt MSICIn o
Leader of Work Packaoge &

hihute Suparicne di Sanild

«a 12

rb_del_6_02 newsletter_ 01_2013 12 13



RARE-Bestpractices — Platform for sharing best practices for management of rare diseases

EMGAGING WITH PATIENTS
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EURCRDHE wall il iHas of rare: o pofiant crgonbatians andof la Bing with ol

on he imporfanca, use and banalls of guideliras ord HT& phul\Tﬂnel:qyw eoiagh Tha
chsarminaiion of indomnodion o weall o through raining acikiag ongated of polflent advocoies. among

ofivan. EURORDHE will ol b inwolvad in e developmant and in e implermeniotion of Shae

o guidadicds for rone disedased. anduring that Bhis rathodoslagy placas palends’ need Toremost, As partof
the praject EUECRDHE will prodi a palieet ban ol the piot guideling and will ansuse e invoharan
umanamumhumumummu“uuwmwm
Input. This patient version wil provide a suremory ol ecommrandaticns mode for health profesionab, ina
longeoge odopbad bor potients o Thedr fornilied,

Juliafe Sanacat
EURORDE
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PROJECT EVENTS

Past events

RARE-Beslpenclices kick-ofl mesling (l51Huto Supancse diSantis, Rom, 11-12 Fabruary 2013). Organized by
e profect cosrdinaier WBUTo Supanane d Sansa

First warkahop be kdanlily cho
mlzwmﬂ.
Orgarized by M Fakbiurg Urivarity parfeed in e Tamasssn of The Work Pactoge 3, e worihop wod
T fest ol @ sanias ol Beo on spioing how the GRADE approach [Mipyfesww gradeworinggroup.ongl]
gt wenrk hor craating guidalieg o rone ciseaas.

& profact Maalieg ho ravise praject plans and shangihen coliabaration among banedcioned, ongonized by
e B Sugsarkons o Sanihd and the Lendon Schaodl of Econamics and Foical Sclence poriners.

Launch ol The propee! websile wes rarabasipracticesy, [30 June 2013)

Call for Papen of the RA 5 bourwal *Rare Ciames ond Grehan Drugl An Intenotional
Joumal of Pubile Healh®, August 2013, hie:/ rarejsumal.cng

Seeand werkshep bo Anollee meSadalogy lof devaloping guklelines on pore deeases. [LUnhassity ol Fralourg,

Crgarizsed byt Univarsly of Fralburg pariear in collaboration wiih The Isitiuls Suparcrs i Sanik and
reprasanbaBas of tha American Sockely of Harma bl gy ard will iy mcipaion of rabevant siakehoid
g GRADE opproach

I dhervabe ping guldall i e d [tttuto Supanions o Sand,

Hwaas o i el
I e, PO INGgroup. i/

Forthooming events

Pubdiealion of s el Baie of the RARE-Beslpracicad Jownal *Rare Diseases and Orphan Druge
A Inbsenatianal Joumal of Pulble Healh, Decembar 2013 - Jorwory 2004

[RARE- Bars lpwoeti anseal fing fsiiubs Suparioe o Sorihd Rome, 20-21 March 2004), Organined by
vl Bl Supaeiore ol Somihd
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PROJECT PARTICIPANTS: benehciaries
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Science \United Kingdom
Burnan Slefonoy — o Py ——
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France Jamoray
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PROJECT PARTICIPANTS: advisory board
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Mk sl

‘Tl MRS Hidoli Aftean Palakon Bihkakan Hamabean, Aifmans

ially Mabywhenka
Fioiincta ln Chldian with Spinol Misc0n: &Hapy, L

Aol MeatillG- Do s
o

Gae Sanihng ITP | Pl Saan
‘e m L Mosuney
Sainl Palaribing Shale Madbosl Acadaimy iamed oiler LL Mechibey, Ruiss
Fadmiicn Michell
Heapiol g Clalssi, Unhaided o Busncd Ak, Asgaiiing
Kalbryh Mo
Ingiilibe for Haoackincs and Wiscks Raisanch, Avilaka
Palr Hevikers

Maicow Badearch iFdilule of Pediciic ond Childen's Duigary, Rusia

Ugis Oueile

hlanbul Usiveniy, Torey

Al Pafos

Pan amancan Hecin Organiosias [FAROMWHO], U

My A Sakskey
Insbiube of Expabiirrnial Madicing of i Nod bl Bronch of ihe Rusian Acodemy of Mecloa Scance, Ruisa

Jaah-Liik Viea-Coiraid
Conashe Nl SImasigackons B i ALgus M| Sy, Span

and Tha Gudeine nlenalnal e G-H4, Uaked Kingdem

1&

Document History

Date Author Changes

12 January | Cristina

2013 Morciano Insert the main text

rb_del_6_02 newsletter_ 01_2013 12 13




RARE-Bestpractices — Platform for sharing best practices for management of rare diseases

rb_del_6_02 newsletter_ 01_2013 12 13




