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Introduction

| wanted to approach the conference differently this time round.

As we hadn't had one for so long it was a good opportunity to reflect
on what our community wanted and needed from a meet up. | was
able to think back to how nervous | felt attending for the first time

as a dad of two boys with MPS Il Hunter disease and to know that
what | needed was to feel welcome. And boy did my team deliver.

The feedback from those who attended was so positive. People felt
welcome, people felt joy, people felt at home. Moreover, you could feel
the camaraderie and buzz of a successful event.

Bob Stevens,
This report highlights the impact made by the event and the Group CEO

results of the various data collection carried out.

people attended
the MPS Matters 2025
community weekend including:

143 53 |20

community professionals children | volunteers
members

There were three tracks...

for parents/carers (18 sessions)

forindependent adults (13 sessions) 98%
for professionals (7 sessions)

We put on... o

28 9 1

presentations | workshops | expert meeting @ of respondents
0O 0O thought the conference

And a research-focused dragon'’s den style réa%] was well organised
fan

feature and poster session (out of 41 responses)

Which covered topics like ...

Clinical updates

We used Whova to manage the agenda and share information.
@ The app had:

_e

Future choices Identity and relationships

private
messages

event and

session poll community
responses board messages

users




How people felt

“Everything was so thoughtfully put together, and
the energy, creativity, and sense of community
were truly inspiring. It was great to be involved,
and I'm grateful for the opportunity to connect
and learn from this wonderful group of people.”
Speaker

“Meeting other
families and
having our
own time. The
childcare was

“Meeting other families
and being able to join
sessions on topics which
can help my son and help
my understanding. Being

amazing.” able talk to the experts
Parent was also very helpful.”
Parent

Thank you to our volunteers

“It was an absolute privilege to attend as a volunteer, and as a bereaved MPS III1A
parent, it meant so much to be given the opportunity to care for two wonderful

“Overwhelming is the top word, but everybody
has made us feel so welcome. We haven't met
other families like ours and this is so nice.”

Parent

“The conference
was a lifeline, which
we sorely missed. It
made my daughter
feel accepted by
others, we also felt
the lack of judgement
from others, which
means more than
everything.”
Parent

siblings living with the same condition as our daughter. It was an emotional but deeply
meaningful experience, and I'm so grateful to have been part of it. Volunteer




Feedback for the weekend

We asked attendees to share how they were feeling when they arrived at the beginning
of the weekend and again at the end of the weekend via mood boards at the entrance.

On arrival, the general sentiment was one of excitement and happiness, with some experiencing
mixed feelings of nervousness or apprehension.

How are you feeling as we head into

the conference weekend? And why? “Excited to meet some
new friends. [ ittle bit

nervous :) "

tgxcited to meet other
Lawilies i person! :)" “Looking forward to

weeting everyome and “mixed feelings. Info
I need to know, but

not necessarily want
to know.”

learning more.”

‘Looking forward
to reconnecting.” “Ready to make
ea

friendships-

When attendees left, they shared their feelings on the weekend. Their reflections were of
belonging, connection, joy and gratitude. Many mentioned friendship and the community spirit,
with standout experiences like the Build-A-Bear workshop and the Dads and lads session.

What are you taking away from this

weekend and how do you feel now?

‘I'm taking away
Community <3 I was
overwhelmed when
arriving and now I feel

I have friends who
understand. Thank you x”

"I.sf conference for me. :) Spoke to many new
friends about similar situations. Got loads of

info and felt like | fina//y be/ong somewhere"

“Finding people who you can )us’r chat ’fo and
shave experiences but rather than V\oddllj\q
& agreeing they understand & share their

n
expeviemces. Thank you.

_o


http://mpssociety.org.uk/TBC

Research results

Results from online polls, surveys and post it note boards gave us
some insight into what you were thinking and feeling about some
of the most important matters to you.

Apart from a cure, what would you most like to see in

the future for those affected by MPS?

“Better MDT working with health, education and social What one thing would
care. Early mental health support for families and on to make your day-to-day life
adulthood.” with MPS easier?

“I would like more doctors or communities to
be aware so it’s easier for people to adapt when "For people fo not speak

seeing someone with MPS.” to me like I am a child.
To not have an infusion

“ﬁandatgry {:raining for healthcare ?rofessionals in rare and to have friends would
diseases make it easier with having

“Shine the h'gh‘rs to the world to see rare disease populah'on a condition.

can be empowered and making difference! Disabled but “No bullies or mean people"
uns’roppable <3"

What does quality of life mean to you Top 5 asks of gene therapy

or your child?

Pain-free and mobility improving
treatments that are less invasive.

Treated as Pain-free
a person not

a disability Access to gene therapies with

cognitive and physical benefit,
especially those that cross the
blood-brain barrier.

A more compassionate and
informative clinical trial process,
including mental health support.

Clear, simplified information about
trials and treatments, delivered early
and in multiple formats.

Independent

Recognition of quality of life
as a holistic goal that includes
happiness, independence,
and social connection.




'I- -I. Rare Disease
Research Partners Survey Results

PARTICIPATION IN RESEARCH

Have you ever participated in research How would you rate your overall experience of
with Rare Disease Research Partners participating in research with RDRP?
(RDRP)?

77%

. Ves . No All 8 participants that have taken part in research with
RDRP have had a good or excellent experience with us.

Why have you not participated in research with Rare Disease Research Partners (RDRP)?

(n=22)

| haven't been invited or made aware of any research

86% o
opportunities

0,
9% I'm not sure how research would benefit me or others

() . . o ' .
9% It is too time consuming / | don't have enough time to take part
Take 5% | already take part in a lot of research
partin
research 9% Other
.I |. sare Dlshe?)set -
esearch Partn .. L.
Sl T The majority of participants responded that they had not
to take part in research activities such as surveys, N . .
JZLZ“:?:‘”23&‘:2?::;‘32’;;225:?::3LT:;‘;“: been invited or made aware of research opportunities.
n ﬂ@ n askyour?eli:|:‘rt|:i:rr‘::leyrri:’a:<;r§adiﬁerem:e'!
Why take partin | Teri it i
research? whether as a patient or a carzgiver, i:‘ incredibly
| h: the fut valuable.95% of rare conditions have no
:fe Rpals'e 2’:‘ di; o:sure approved trea:::;;!;:: x::sel :;a YEARS to
1IN 17 people will be affected by a rare condition e ks Research opportun|t|es are publlshed in the MPS

during their lifetime."
20000 °

o Society monthly newsletter or via direct emails or
veimiermoll 500 Y posted within the WhatsApp support group.

The

b .'j. it ‘.A.. .,. .- F' /
Oneofthemambamersmmrecondmonresearchus I Id 0 ut I "0' e at WW VU.lIIpSSOCIel y.‘ ] | g llk

time

andits |mpact on the daily life of te person with the
condition and their families. This gap in understanding,
makes it more difficult to prove the benefits of
treatments, affecting their chance of being approved
for use and made available on the NHS.

If you are interested in taking part in future

i sl ;- | opportunities, please contact services@rd-rp.com.
helping build the knowledge which is essential for: P ©0345260 1087

: :‘:.,:',,;m.:ym“mmwdhg e shape S it Please note that all research is voluntary and you
i e | e | are not obliged to take part in all or any research
et b | S ft | gpnortunities sent to you.



http://www.mpssociety.org.uk/research-database-reg
http://www.mpssociety.org.uk/research-database-reg
mailto:services@rd-rp.com

PATIENT, CAREGIVER AND HEALTHCARE PROFESSIONALS (HCP)
PERSPECTIVES

We asked patients, caregivers and HCPs what they thought was the most challenging aspect of
MPS or a related lysosomal condition.

Patients Caregivers HCPs

Dealing with their Care responsibilities, For patients their symptoms,
symptoms and symptom management, the care burden on themselves
mobility issues. feeling helpless and a and their families.

concern for the P For caregivers the
future. progression of &

& )

Caregivers reported
that their biggest
concern when caring
for someone with MPS
or a related lysosomal

storage condition was a To help support these conversations, HCPs would like
concern for the future. more support with

HCPs find the most difficult conversations to
have with their patients are the conversations
around disease progression.

— Better visual materials .
- Input from palliative A Py

® O
care colleagues — [ +
- Psychological support p— H

for patients

® m If HCPs could help their patients better understand one key aspect of
Y J

their MPS or related lysosomal storage condition, it would be disease

@ )))) progression & the patient journey.

Participants with MPS
or a related lysosomal
disease find it

moderately, very or
extremely important
to receive a plain
language summary of
the research results.




Expert Meeting

The Expert Meeting has received positive
feedback. Speakers described it as an excellent
and memorable day, valued not only for the rich
discussions but also for the chance to reconnect
with colleagues, the society and patients.

Matters

The summary report was equally well received,
praised as a clear and useful record of the meeting’s
outcomes with some already putting it to work in
their professional settings.

“Thank you for hosting and inviting me to the s
esteemed MPS matters conference. | thoroughly i
enjoyed reconnecting with the Society, colleagues,
and, most importantly, the patients. It was an

unforgettable experience and | learnt so much.”

The summary of the expert
meeting is available at
mpssociety.org.uk/
expert-meeting-summary

12.30-12.50

Funding towards the conference was provided by:

ALEXiON B JENALI

JCR Orchard Fo¥ REGENXBIO

A Pharmaceuticals therapeutics
A Kyowa Kirin Company

sanofi ultrageny).
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