THEER 6 A 19 FERIREFERT LB BRREBERAL 207 MEBETRKARXBHLERT —EREHY TH. A free “Miracles
from Heaven” movie was offered by The Media Evangelism Ltd. on Father’s Day dedicated for 217 HKARD’s members & friends.
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Current members of HKARD are patients or carers of the below 19
kinds of rare diseases :

1 FomAE R (B AJE, Acromegaly)

%

2. HEEHLEESTE © (MG, Myasthenia Gravis)
3. ZEMEEEAE © (MS, Multiple Sclerosis)
4. HIEEREAE (MD, Myotonic Dystrophy)
5. (H&L4R4ERE (Neurofibromatosis)
6. FHFFICAE (Rett Syndrome)
7. /NESZEEEE (SCA, Spinocerebellar Ataxia) o = '
8. EIMMFFELAE (HUS, Hemolytic-uremic Syndrome) RIRBIOFE A Father’s Wish
9. RBESREAE (Angelman Syndrome) FERIBEATSIRAG » Kenny S AIHR NOW BHERCT - Kenny 222307
10. JEE HKE (Pompe Disease) HEE - fHRE-EUARENEE  BERA - PHFREAE=R
: s TR TR I BG4 2R 9 BRESE (Costello Syndrome, CS) ©

A=, z= N
LL W EE R RIE (Achondroplasia) _ KRB R L - AE—BT  AVESRE R -
12. SEHTA-Z R EFEE (RTS, Rubinstein Tabyi Syndrome) e 4 % e E
13. &5 EM:RELfE (TSC, Tuberous Sclerosis Complex) FES | SRR - SRR - BARIREHREZT CS TRiEA
14, RYGRE (29755 (RP, Retinitis Pigmentosa) ZEYIRG » (B ER ARMS A S GRS R - S8EERERT RIS ©
1. T%E %Vfi{ﬁ (Skeletal DySpI_aSIa) On the past Father’s Day, Kenny’s interview was broadcasted on NOW
16. EHEMERNLIAZESEE (SMA, Spinal Muscular Atrophy) TV. Kenny Leung is HKARD’s new member, a father from family of
17. @2 R4 EE (KS, Kallmann Syndrome) four. His 3-yr old little son, Yuet-yuet, was diagnosed with Costello

18. GRIN 1 (Glutamate Receptor, lonotropic, N-Methyl D-Aspartate 1) Syndrome in April. Eventhough their son was diagonosed with this

B2 =y 7 disease, full of hesitation and worries, Kenny & his wife still continues
19. el (RS H BRI (Costello Syndrome) walking forward with hope & courage. Obstacles like mutli-hospitals

follow ups, lack of proactive RD management policy in HK, the limited

% % j:iEE 5%& §$ 'HE E E ﬂ I}’é’ E resources available to support RD family in the community, etc, made

. . o . s SN Kennny extremely exhausted. Although Yuet-yuet has already been
CS di 1977 EH%%E: p%\ %%E’wﬁ%%fﬁ %&?}éii%ﬂ gﬁﬁfﬂﬂ ER Afi’zﬁ;;/[fé diagnosed with CS, which is an RD that curretly has no effective
%ﬁgﬁ%ﬁﬂiiﬁéﬁj%éﬁiﬁ?% HRﬁ;?ggéigj;;m?@% é‘E EF0 %g,é“)g }g; treatment, does that mean he shouldn’t have the right to receive support
= = N IR EE R A p SUEEHEEE p X M) 9 3 o 1
ol e e societin the et porenisiando
EELE - BRTRRYA 250 [EEE - RIFFERPIR o E B AT ary 5= :
 BEREDUEAR AR A1 - BEMEERI A BEREUSFENFEOMRE  F
g;?ﬁﬁﬁ%@ﬁkifi%%ﬁiﬁ%%ﬁg%% @ﬁﬁ%i%ﬁéiiﬁ%gigggg characteristic facial appearance. There is an increased incidence of congenital
- P . (A \ﬁb‘ - I‘“ o Pt e AL » B abnormalities of the heart. Affected individuals have an increased lifetime risk to develop
me@:ﬁﬂ: ) ‘E‘E’?‘/Ijjﬁb » E@“ﬁ?%k Mﬁ%ﬂ% ﬁgﬁﬁﬁbeEﬁ% E*ﬂ’?% " /& specific malignant tumors. CS is an autosomal dominant genetic condition caused by
E R AT B N - (HISR B G B AR BB pyations in the HRAS gene. Approximately 350 affected individuals have been

http://www.genes-at-taiwan.com.tw/genehelp/ ) reported worldwide. Infants with CS typically exhibit poor sucking ability, have
swallowing difficulties, and fail to grow and gain weight at the expected rate. The
COStello syndrome treatment of CS is directed toward the specific symptoms that are apparent in each

individual. Early intervention is important to ensure that children with CS reach their
potential. Services that may be beneficial include special remedial education, speech
therapy, special social support, and other medical, social, and/or vocational services.
(source from NORD : http://rarediseases.org/rare-diseases/costello-syndrome/)

CS is an extremely rare disorder that affects multiple organ systems of the body. This
condition is characterized by loose skin (cutis laxa) on the neck, palms, fingers, and soles.
In some cases, certain areas of the skin may become unusually dark (hyperpigmentation).
Individuals with CS will have developmental delay and intellectual disability; and a
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FR"BKBER
HKARD #Policy Stance

ZERERHFE G LEVRELRRIEREX
BEA | EE., BREER (—)RRREREBNESN
BHFTERRERMBURN LIE, () EREREH
REREE 4,500 BT R RERREGEEHEHN
B EEER, EXERARBERABRRESNES
ERHBEREREESRRED. BAkXRRERE
K, BIRIEER EFT L 2R E R ERBIBIRIBRRE,
fh AmAEER R, REFEHEBEAE, S AKRE,
Representatives of HKARD met Dr Ko Wing Man, SFH,
in the “Meeting the Secretary” public forum. HKARD
urge SFH to (1) kick off the work on establishment of RD
definition and its related policy by the end of his serving
term; and (2) ensure the full utilization of the $4.5 billion
yearly budget for uncommon dieseases by extending its
eligibility to more treatment for rare diseases. No positive
replied from Dr Ko was received.

UEAEENEBZREN 5 A 3 HERLGER
NARGI S FHEEURXERE - ZHRRE
RERERERNT : (XFHESE  BHZER
B () AREXEFEGABREESRBERGEEN ; (
=) BHEEEFFEHFEMEE  (I) ZREEFHHAG
R HERPE R - Legco’s Panel on Welfare Services
hosted a special meeting on evaluation of current disable
allowance policy on 3 May. HKARD submitted opinions as
follows : (1) lack of stakeholder’s presence in the task force,
the recommendation is uninspiring; (2) to re-evaluate the
definition of “disable” and the aim of the issue of allowance
thoroughly is critical; (3) case application should be
reviewed by cross-sector professionals; (4) pay attention to
the factors that hinder the application of disable allowance
for RD patients.

EHECGRYRELEEREAXEE »
REBRNEABERBENRE - (—) BEHFER
ERBERARL R ERER > BERE 2018 £RHE
UAMEIRER > LHTHEBR - () SHEN
BNEBREEFEE 4,500 HriEE REREYH
EERR > RSEAFNIIAEEREREY B
ZEHEBEEWEMN AR - HKARD wrote letter to Dr WM
Ko, SFH, to urge the government to take up her utmost
responsibility to (1) have a time table to start up the
investigation work in establishing a rare disease definition
for HK. The objective is to have RD definition be stated
and the subsequent policy can be developed in 2018. (2) to
fully utilize the HK$4.5 billion annually granted budget for
uncommon disease treatment by extending the coverage to
six more rare disease drug items within this year.
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R KR EELR Media Featuring

RIS LR RN T RSB 4R A s, A SR BT e
2R N ZE B AR INTRGE R P VRS AT R B 0 e 34 Jfe A [
FSCAvIMEA A S BE 2N I BGE R 3 254 B, HKARD was invited
to deliver two sessions of education talks on RD and to introduce
the role of HKARD in the first half of 2016. We hope to increase
the support of RD patients in relevant industry sectors in HK.
Thank you for the invitation and cheque donations of AIA (Mr
Stephen Kwok’s Team) and AbbVie to HKARD.

ZFREE 4 BEMLT | HKARD Facebook
Fan Page was launched in April

22 IR 55 00 1R B S B OR H KA 22 AR, RS AR AM T
7 /W | HKARD will try our very best to keep frequent update of
local and overseas RD information via this platform. Please do
remember to give us a “Like” !

.b n | FBERERIZA - Hong Kong Alliance for Rare Diseases ]

FEARMOEE,
ERERSZEE -7
FAE ! Act now to
submit your HKARD
membership application
online via our fan page !
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Highlights from Mr KP Tsang after attending Rare Disease International (RDI) 2'“’ Annual
Meeting and The European Conference on Rare Diseases and Orphan Products (ECRD) in May

o2 H R BAE T 5 F 25 FIERRIGHIE T REHT - FER RS L » BISZEIIRH LI F SR TAF -
o7 S A 36 1 -
IR PR 7 4 SR 2 HL R R AR -
S (1 - IS0 O A RRERIG & AR o k- TS @ (UN ECOSOC)Hm i3 » 10 BN T &3t i — B 2 RN E RS - 455
T 5 A S 58 2 85 Sustainable Development Goal#HERE » HE& M 22 4L Wl FLRTTK » #EBONF B EHE 2R RTORLE - BIWSZE
AERELALF (5 AT A L PSR R B R B R RS -
TR By 2 B R ISR I S L LR B B A S A I ) B Bk A S A B
, o - BN SR By BRI RIRE TR RS AR R 48
SR (Webina) % - DRI @ BHEHETE SR & HEVEBT (5 - » : RARE

RDI 2" Annual Meeting was held on 25 May in Edinburgh of Scotland. Key focus of RDI’s upcoming DISEASES
mission is as follows : i INTERNATIONAL
. Further engage of new members. There are 36 member societies currently.

Increase the worldwild awareness of rare disease.
Pay active collaboration with RD stakeholders. Both in the United Nation’s Sustainable Development Goal platform as well as local government levels.
Objective is to improve the situation of RD patients both in clinical and quality of life aspects.
Drive RD issues as a public health agenda to be considered in higher priority in World Health Organization.
To raise the leading role of RDI members in their home place by actively support relevant advance technology and infrastructure, eg. Webina, etc.

B R IS ZE B R KA A DR, - FIEI DL FESERIEE o Please refer to the below link for further information.
http://www.rarediseasesinternational.org/membership

B R & R

& )\ EIOM 42 R B9 R P 52 8 5 & 55 (European Conference on Rare Disorders and Orphan Products)id 5 H 26 & 28 HIEGRGHIE T 24T - S iHEBUMNEE Rk E
(EURORDIS) £ - 2 ZHZEMEFHASGRIHYAT ER G H - FWF 2 AECRHEEEER A SIRENER g BEFRES - BEE - BIIAR - BREZR -
BUNE & - SEHITES > EEEST OSSR =R a B 5% o ARG HREEE T 800 A » Hp 500 ZAREKEREREH 48 (IR AVH AHSRZE - Gt
B W5E - SRS - M IRES TE » ST SGE R IR E TR BN R - RERAEN > RETESE T RIYE NS TR o SRR - BUE T YIEEE
BIRFSTE ©

1. EBRAER o FRIGHEE SRR GIESGERFTR  SRSHEI R BUF A E0A 2013 4R (EHBARFRELE) - HIE THEEER LETE > 25 (
ZEHRAZER) (It s Not Rare To Have Rare Disease) @ fEa28 ~ )&% ~ TP ~ & TR E & HHAEHEUFNBERAIEASTE) - s:55 7 SI6R& BUN A EUSIE -

2. BERER B E BB (rareconnect .org) © B HEUNER B& MIRETESITIR OB IBES » BRE2IREHEENIREE » S S SRR S E R

3. YEHBENAEMRRMIIEEER > E2BAE L —MHFFIHAR R GBEAERAL) WERERGET (A8) FES —
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ECRD was held in Edinburgh, Scotland, on 26-28 May. It is a every two-year meeting organized by EURORDIS. Stakeholders of RD all over the world got together to discuss on RD
issues for the purpose of enhancing the support and treatment of RD. There were around 800 participants and 500 of them were patient group representatives from 48 countries. There
were symposia and workshops for participants to attend. Key discussion and learning is listed as follows:

1. “It’s Not Rare To Have Rare Disease” — specific policy and working plan were launched in Scotland base on UK Strategy for Rare Diseases. Please access Scotland Government
Website for details.
Rareconnect.org — a connection between patients & caregivers in a worldwide base.
Respect the rights of RD patients and preserve their quality of life — a British Professor who is expert in “Convention on the Rights of Persons with Disabilities” stated that the
Convention is not a costly medication, no prolong research and trial is required, once it can be practiced, it is the content of patient rights and their living quality.
4. Case Manager — a pilot run of Case Manager of RD launched in Canada. Excellent outcomes were achieved as resources are effectively allocated cross-functionally in a one-stop-
shop approach. The care is specific and fit well into the actual needs of the particular patient.
Patient’s participation in R&D of drug — patients are encourage to partner with scientists or pharmaceutical industry on R&D projects of new drug development.
Government’s support on purchase of professional healthcare services — Holland Government implements schemes to support RD families to purchase healthcare services for
maintaining quality family life.

7. Oxford research team’s co-operation with HK’s experts — the team stated that they were opened to work in partner with experts all over the world for the sake of effective

resources utilization and information sharing on RD research projects.

TR T KB B S ZER SO AFEOMNZE T 4 B 0T (4E%%F L - Abundant high quality essays and bulletins were released in the conference, please visit EURORDIS
website for review & download : http://www.rare-diseases.eu/abstracts/ o

2.
3.

5.
6.

ZERH 2016 FEEIEEBhHEHE 2016 HKARD Activity Sponsors:

abbvie U novartid G SANOFI GENZYIE v

RS (=Fz:
FHZE RE B Hong Kong Alliance for Rare Diseases + 852 2703 9363 v hilard.ore 1%ed.

hRRE Fh 5 P22 LS9 B A5 Hong Kong Alliance for Rare Diseases reserves the copyrights




