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Unmet Needs of Individuals Living with
Higher-Risk Myelodysplastic Syndromes:

Perspectives from the Global Patient Advocacy Community

Syndromes (MDS) Patient Advocacy Roundtable

was held in Amsterdam, The Netherlands. The
goal of this roundtable, which was sponsored by
Takeda Oncology, was to provide patient advo-
cates with an opportunity to share their perspectives
on the challenges faced by individuals living with
higher-risk MDS.

This publication shares the insights of patient ad-
vocacy community leaders regarding individuals
with higher-risk MDS, including their advice for po-
tients to support shared decision-making, patient
education, and patient empowerment approach-
es. The manuscript is divided into 3 main sections:

* Understanding MDS and Higher-Risk MDS

o What Is MDS?2

o What Is Higher-Risk MDS?2

o Signs, Symptoms, and Diagnosis of MDS
* Recommendations from Patient Advocates for

Individuals Living with Higher-Risk MDS

o Treatment Considerations

o Living with Higher-Risk MDS

o Seeking Out MDS Experts

o Communicating Treatment Goals and Sharing

Decisions
o Connecting with the Patient Advocacy
Community
e Educational Resources for Patients with Higher-

Risk MDS

o Global Patient Advocacy Organizations

o Glossary of Terms

o Practical Advice and Takeaway Messages

In 2019, an in-depth Global Myelodysplastic

UNDERSTANDING MDS AND HIGHER-
RISK MDS
What Is MDS?

MDS is uncommon for adults in their 50s — and is
most commonly diagnosed among those 70 years
of age or older." In European countries, more than

30,000 individuals are diagnosed with MDS each
year2? In the United States, approximately 10,000
individuals are diagnosed with MDS each year.'

MDS is not one cancer; rather, it is a group of can-
cers that affects the blood and bone marrow. In
MDS, blood cells that are formed in the bone mar-
row never mature fully to become normal blood
cells (Figure 1).* In a healthy individual, the bone
marrow makes “immature” blood cells—which are
also known as blasts, or stem cells—that eventually
become “mature” blood cells. When you have
MDS, your bone marrow does not totally stop work-
ing. It still makes blood cells. But it usually makes
fewer cells, and the cells it does make don't always
work right. Having a lower-than-normal level of any
type of blood cellis called cytopenia and it is possi-
ble to have more than 1 cytopenia at the same
time. Early on, individuals with MDS may not exhibit
any signs or symptoms of the cancer. Later on, how-
ever, symptoms can include feeling fired, shortness
of breath, easy bleeding and bruising, and frequent
infections.’> Sometimes MDS can progress to acute
myeloid leukemia (AML)—a more aggressive type
of blood cancer in which immature cells increase
and grow inconfrollably.!

The cause of MDS is not fully understood, but
many factors can increase an individual’s risk of de-
veloping the cancer. Among the possible causes
are having received prior chemotherapy or radia-
fion therapy; exposure to certain chemicals, includ-
ing tfobacco smoke, pesticides, fertilizers, and such
solvents as benzene; and exposure to heavy metals,
such as mercury and lead.®

What Is Higher-Risk MDS?

There are many different types of MDS. Specialists
(oncologists and hematologists) who freat patients
with MDS typically evaluate the bone marrow (using
a bone marrow aspiration and biopsy) and the
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blood cells (using various blood tests) to determine
which type of MDS a person has.! Physicians also use
a scoring system, called the Revised International
Prognostic Scoring System (IPSS-R), fo help place in-
dividuals with MDS into 1 of 5 distinct risk groups. The
5 risk groups include “very low risk,” “low risk,” “inter-
mediate risk,” “high risk,” and *very high risk.™

MDS medical experts and patient advocates
emphasize the importance of individuals with MDS
learning their risk category. Patients with MDS who
are in the higher-risk categories (ie, “intermediate
risk,” “high risk,” and *“very high risk”") may require
different types of freatments compared with those
with “lower-risk” MDS, based on their IPSS-R score.¢

Figure 247 shows the IPSS-R categories and pro-
vides general information about the outcomes asso-
ciated with each broad group (ie, higher-risk and
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goals for the future.'® Physicians who
freat patients with MDS should consider a person’s
IPSS-R risk score at the time of diagnosis.¢
As shown in Figure 3,* some patients with high-
er-risk MDS require freatment right away.¢ Every indi-
vidual with MDS may receive supportive care as
well, including routine monitoring of blood cell
counts and, in some cases, blood fransfusions, as
directed by their healthcare team.®

Signs, Symptoms, and Diagnosis of MDS

Some types of lower-risk MDS progress slowly and
cause either no signs or symptoms or mild to moder-
ate ones, such as anemia—that is, a low number of
red blood cells (RBCs)—and changes in other types
of blood cells.!? Other types of MDS, particularly high-
er-risk MDS, can be associated with severe problem:s.
For example, patients with higher-risk MDS can have



severe deficits in RBCs, white blood

Figure 3. Classification Scoring System and Treatment for MDS*

cells, and platelets. These low blood Risk Score
counts can lead to anemia; neutrope- )
nia (low neutrophil counts, which affect Very low Might
the body's ability to fight infection); i NOT HEED treatment
and thrombocytopenia (low platelet o1 JErie
counts, which affect the body’s ability "
Intermediate
to help the blood to clot).?

Because blood counts are affected High Y MEED treatment,
in patients with MDS, signs and symp- - possibly right away
toms can include shortness of breath, Very high s
feeling tired, skin that is paler than - - :
usual, frequent infections, easy bruising — . e o

. . Source: MDS Foundation.
or bleeding, and petechiae (round,

flat, pinpoint spots caused by bleeding
under the skin).'®

Patient advocacy groups and other organiza-
tions, however, have developed easy-to-read edu-
cational materials in multiple languages for individ-
uals who want to learn more. Readers should refer
to the trusted and patient-friendly websites repre-
sented by the roundtable advocates, as well as the
MDS Alliance and the National Cancer Institute. A
comprehensive list of MDS resources is provided in
the Table.

RECOMMENDATIONS FROM PATIENT
ADVOCATES FOR INDIVIDUALS LIVING
WITH HIGHER-RISK MDS
Treatment Considerations

According to global leaders of MDS patient ad-
vocacy groups, it is important for patients with high-

er-risk MDS to understand the types of treatments
that are available to them and how these treat-
ments can impact their daily lives. MDS experts
agree that freatment decisions for individuals with
higher-risk MDS should be shared between the
healthcare team and the patient with MDS (as well
as with the patient’s care partners).¢ Patients should
do their own research. A good and honest relation-
ship with their physician is crucial. Patients, espe-
cially those with higher-risk MDS, need to be honest
and upfront with their physicians about their feel-
ings and concerns.!

MDS patient advocacy leaders are concerned
that those individuals with higher-risk MDS who do
not understand their cancer and subtype may not
receive the right treatment at the right time, which
can lead to poorer outcomes and shorter survival.

‘I KNOW A LOT OF GRANDPARENTS WHO CANNOT SPEND
A LOT OF TIME WITH THEIR GRANDCHILDREN BECAUSE OF
THEIR WEAK IMMUNE SYSTEMS. PEOPLE ARE AFRAID TO HUG
PEOPLE OR SHAKE HANDS BECAUSE THEY'RE AFRAID TO GET
SICK. MDS REMOVES YOU FROM PEOPLE; IT IS ALIENATING."

—Jacqueline Dubow,
Connaitre et Combattre les Myélodysplasies (France)

|5 |



Table. Selected MDS and Cancer-Focused Information and Support Resources

Resource Location Website and Mission
American Cancer Society United WWW.CANCEr.org
States The American Cancer Society is on a mission to free the world from cancer. Until that
happens, they are funding and conducting research, sharing expert information,
supporting patients, and spreading the word about cancer prevention.
Aplastic Anemia and MDS Global www.aamds.org
International Foundation AAMDSIF serves as the patient voice in advocacy and partnering with academic
instifutions, government agencies, and the pharmaceutical industry. They provide
(AAMDS”:) education and resources to the healthcare team and patients diagnosed with
aplastic anemia, MDS, paroxysmal nocturnal hemoglobinuria (PNH), and related
bone marrow failure diseases. AAMDSIF is dedicated to finding better tfreatments and
ultimately cures for patients with bone marrow failure diseases.
Aplastic Anemia & Canada www.aamac.ca
Myelodysplosio Association AAMAC is a leading funder of research into bone marrow failure diseases in Canada.
Their volunteer-run organization supports patients and care partners across the
of Canada (AAMAC) country who are living with aplastic anemia, MDS, and PNH. The mission of AAMAC is
to provide a seamless support network for every Canadian patient, family member,
friend, and concerned healthcare provider dealing with aplastic anemia, MDS, and
PNH.
Asociacion Espanola de Spain www.aeal.es
; AEAL works with patients who have been diagnosed with various cancers, including
Afectados por Linfoma L5 WOl PR e ee e ¢l € Wl el liglue]
lymphoma, leukemia, myeloma, MDS, and myeloproliferative neoplasms. The goals of
(AEAL) AEAL are training, providing information, and offering support for patients with blood
(Spgnish Association lccmcl:er(s:1 and their ri—:‘lcﬁives.JrAEA(I;I prfovidesfphcf)ne osts.istc;nc% psTy;;hQI%gicol sgppog,
egal advice, social support, and information for patients about their diagnosis an
of Those Affected by treatments. AEAL is managed mainly by patients who volunteer to offer information
Lymphomo, Myeloma, and and emotional support. All services and activities for patients and their relatives are
Leukemio) free of charge.
Aunt Bertha United www.auntbertha.com
States Users of this website can search for free or reduced-cost services, such as medical
care, food, job fraining, and more.
Cancer.Net (in collaboration | United www.cancer.net
i 1 i Provides trusted and compassionate information for people with cancer and their
with Th.e American Society States families and care partners, from the American Society of Clinical Oncology (ASCO).
of Clinical OnCOIOgy ASCO is the voice of the world's cancer physicians and oncology professionals.
[ASCQ])
CancerCare® United www.cancercare.org
States CancerCare is a leading national organization dedicated to providing free
professional support services, including counseling, support groups, educational
workshops, publications, financial and copay assistance, and community programs,
tfo anyone affected by cancer. CancerCare services are provided by oncology social
workers and world-leading cancer experts.
Choosing Wisely® United www.choosingwisely.org/clinician-lists
States Choosing Wisely provides lists of physicians and other clinicians by specialty.
ClinicalTrials.gov United www.clinicaltrials.gov
States ClinicalTrials.gov, run by the United States National Library of Medicine (NLM) at the
National Institutes of Health (NIH), is a database of privately and publicly funded
clinical studies conducted around the world.
Connaitre et Combattre les | France www.myelodysplasies.org
4 i CCM promotes the exchange of information between patients and their relatives on
Myelo_dysplames. (C.CM) a national and regional scale, promotes research on MDS and the introduction of new
(Knowmg and F’Qh“ng drugs and treatments in licison with the Groupe Francophone des Myélodysplasies
Myelodysplosios) (GF.I\.A) physiciqns, cpntributes to the progress of patient care and management,
facilitates relationships between members and MDS specialists, and organizes
informational sessions for patients with MDS to interact with specialists.
Diagnoza Leukemie Czech www.diagnoza-cml.cz
(Diognosis of Leukemia) Republic Diagnoza Leukemie is a patient organization that is an initiative of patients and

their family members. It represents the views and opinions of patients in dealing with
medical societies and healthcare institutions. Diagnoza Leukemie also contributes

to improving the conditions for future freatment of those who have not yet been
diagnosed. The expert guarantors of the association are physicians of the Advisory
Council, who have expressed their interest in contributing to the improvement of
awareness of patients with leukemias by their author’s participation in the educational
programs of the association.

Continued
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Table. Selected MDS and Cancer-Focused Information and Support Resources (continued)

Groupe Francophone des
Myélodysplasies (GFM)

France

https://mds-europe.eu/right/partners/gfm

GFM is a nonprofit organization that includes most French hematology centers. The
group conducts and sponsors clinical trials and franslational research, coordinates
the online French registry of MDS since 2003, and updates diagnostic guidelines and
therapeutic procedures.

Leukemia & Lymphoma
Society® (LLS)

United
States

www.lIs.org

LLS is the world's largest voluntary health agency dedicated to blood cancer. Their
mission is to cure leukemia, lymphoma, Hodgkin's disease, and myeloma, and to
improve the quality of life of patients and their families. LLS funds lifesaving blood
cancer research around the world and provides free information and support
services.

LyLe —

Patientassosiation for
Lymphoma, Leukaemia and
MDS (Patient Association for
Lymphoma, Leukemia and
MDS)

Denmark

https://lyle.dk

LyLe was founded in 2007 by a small group of individuals who were diagnosed with
hematologic cancers. Today, LyLe is a well-established and active advocacy group
based on volunteers, with its own independent board and economy. Funding is
provided by Denmark’s Ministry of Public Health, private organizations, members, and
pharmaceutical companies. LyLe's purpose and the association’s work are based on
dialogue with others, information sharing, and patient advocacy.

The Max Foundation

Global

www.themaxfoundation.org

The Max Foundation is a nonprofit global health organization that believes all people
living with cancer deserve access to the best treatment, care, and support. The
organization decreases premature mortality from cancer by channeling humanitarian
donations of life-saving cancer products to underserved populations in countries
where those products are not available locally. By partnering with the major cancer
institutions and patient associations in low- and middle-income countries, The Max
Foundation enables effective solutions for access to tfreatment.

MDS and You

Global

www.mds-and-you.info

This website is for patients with MDS, relatives of someone with MDS, or someone
who works with individuals who have MDS. This site provides links to international and
national organizations with a focus on MDS.

The MDS Alliance

Global

www.mds-alliance.org

The MDS Alliance is an infernational coalition of MDS organizations that aim to

ensure that patients with MDS, regardless of where they live, have access to the best
multiprofessional care. The Alliance seeks to provide member organizations, patients,
and healthcare teams with the resources and the latest information about MDS,
including current treatment options, large international projects, and events of interest
to the community.

MDS Foundation, Inc. (The
Myelodysplastic Syndromes
Foundation, Inc.)

Global

www.mds-foundation.org

The MDS Foundation, Inc. is an international nonprofit advocacy organization whose
mission is to support and educate patients and healthcare providers with innovative
research into the fields of MDS, acute myeloid leukemia, and related myeloid
neoplasms, in order to accelerate progress leading to the diagnosis, control, and cure
of these diseases.

MDS UK Patient Support
Group

United
Kingdom

https://mdspatientsupport.org.uk

MDS UK Patient Support Group is a charity born in 2008 to raise awareness of MDS,
offer support and information to patients and families, and campaign to increase the
quality of life and make treatments available to those affected by MDS.

National Cancer Institute
(NCI)

United
States

www.cancer.gov

As the leader of the cancer research enterprise, collectively known as the National
Cancer Program, and the largest funder of cancer research in the world, the NCI
manages a broad range of clinical research, cancer researcher training, and
information-sharing activities that reach across the United States, meeting the
needs of all demographics—rich and poor, urban and rural, and all racial/ethnic
populations.

National Comprehensive
Cancer Network® (NCCN®)
for Patients

United
States

www.nccn.org/patients

The National Comprehensive Cancer Network® (NCCN®) is a not-for-profit alliance
of 28 leading cancer centers in the United States that are devoted to patient care,
research, and education. The NCCN is dedicated to improving and facilitating
quality, effective, efficient, and accessible cancer care so patients can live

better lives.

Takeda Oncology is not endorsing any particular service or group and is not responsible for the content on these sites or their services.
Resources are provided here for informational purposes only and are not meant to replace your healthcare provider's medical advice.
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“IF YOU HAVE HIGHER-
RISK MDS AND YOU'RE
READING MATERIALS
ABOUT MDS THAT RELATE
ONLY TO LOWER-RISK
MDS, YOU MIGHT THINK
EVERYTHING IS FINE, BUT

THIS MIGHT NOT BE TRUE.
YOU NEED INFORMATION
THAT RELATES TO YOUR
SPECIFIC SITUATION.”

—Cindy Anthony,

Aplastic Anemia &
Myelodysplasia Association
of Canada (Canada)

An Infernet-based survey, which was conducted
among individuals living with MDS, demonstrated
that participants in the MDS Patient Advocacy
Roundtable are correct: Most patients with MDS
have a limited understanding of their cancer, the
subtype, and treatment goals. Of the 358 individuals
with MDS who responded to the survey, more than
half (55%) did not know their IPSS-R risk score or cat-
egory.'9In addition, 42% were unaware of their bone
marrow blast percentage and 28% did not know
their cytogenetic status.'”® A large percentage of
patients in this survey also reported that their MDS
was first described to them as a “bone marrow disor-
der” (80%) or “anemia” (56%).'° Only a few patients
recalled that their MDS was described as a “cancer”
(7%) or “leukemia” (6%).'°

MDS patient advocacy leaders realize that MDS
physician experts often initiate freatment immedi-
ately in patients who have been diagnosed with

|8l

higher-risk MDS. The goals of such therapy are to
delay fransformation to AML, fo improve survival, if
possible, and fo reduce the impact of any MDS-
related symptoms on patients’ quality of life.®

Patients with higher-risk MDS can be treated with
a hypomethylating agent (HMA). These medications
are a form of chemotherapy that kill cells that are
dividing rapidly. In some individuals with higher-risk
MDS, freatment with an HMA can improve blood
counts, lower the risk for leukemia, and may prolong
life. Further, RBC counts may improve sufficiently to
stop transfusions. As with all medications, HMAs are
associated with certain side effects, including fa-
tigue and temporarily lowering blood counts.’

To relieve symptoms of higher-risk MDS caused by
low blood counts, supportive care is also important.®
Supportive care, which may include blood transfu-
sions, helps to improve patients’ quality of life. Blood
fransfusions restore blood counts to more normal
levels when blood cell counts are too low. Patients
can receive transfusions of RBCs or platelets.® The

“IN THE MDS
FOUNDATION'S SURVEY
OF PATIENTS WITH MDS,
WE LEARNED THAT ABOUT
40% [OF PATIENTS] DON'T
KNOW THEIR SUBTYPE AT

DIAGNOSIS. EVEN LATER,
AFTER LIVING WITH MDS
FOR SOME TIME, 30%
STILL DON'T KNOW THEIR
SUBTYPE."

—Tracey Iracaq,
MDS Foundation (United States)




“TODAY’S TREATMENT FOR HIGHER-RISK MDS AIMS TO KEEP
THE DISEASE IN CHECK, SO THAT IT DOESN'T PROGRESS TO
LEUKEMIA. TREATMENT CAN ALSO HELP WITH ANEMIA AND
FATIGUE. ONE OF THE GOALS FOR AN INDIVIDUAL WITH
HIGHER-RISK MDS IS REALLY IMPROVEMENT IN HIS OR HER

QUALITY OF LIFE.”

benefits of supportive care are generally temporary,
however, as these approaches do not affect the
underlying cancer—that is, MDS.8
¢ Patients who require RBC transfusions often have
a low number of RBCs, as well as signs and symp-
toms of anemia, including shortness of breath,
feeling very fired, and pale skin®
¢ Platelet transfusions are usually administered when
a patient’s platelet count is very low. Individuals
with higher-risk MDS who have low platelet counts
can experience bleeding or bruising®
It is important to realize that receiving multiple
blood fransfusions may also cause side effects.
Patients who receive many blood fransfusions can
experience tissue and organ damage over time. This
results from a buildup of iron in their bodies, which is
called iron overload. For some patients, iron chela-
tion therapy is prescribed to remove this exira iron.’
Depending on the severity of their cancer and
the percentage of blasts in their bone marrow, some
patients with high-risk or very-high-risk MDS can
benefit from allogeneic stem-cell transplantatfion
(ASCT)—a procedure inwhich aperson’s blood-form-
ing cells are replaced by cells from a donor.'®
In addition to the use of HMAs and other medico-
tions, MDS patient advocacy leaders are aware of
several important potential future freatment options
that are being investigated by drug developers and
researchers. Because currently only a few treat-
ments are available for patients with higher-risk MDS,
those with cancer that worsens despite standard
freatments are encouraged fo talk to their physician

—Niels Jensen (Denmark)

about enrolling in a clinical trial.é Clinical trials are
often designed to test a new treatment to learn
whether or not the benefits of the product or freat-
ment outweigh the known risks for the intended use,
and in some cases whether it is a befter option than
the freatments that are currently being used. Clinical
frials can evaluate new agents, different combina-
fions of existing therapies, new approaches to ASCT,
and other novel methods of freatment for those with
higher-risk MDS.

Patient advocates recommend that in order to
learn more about treatment options, individuals
with higher-risk MDS speak with their physicians and
visit websites that are managed by MDS organiza-
tions, as well as the MDS Alliance and the National
Cancer Institute. A list of these MDS resources is pro-
vided in the Table.

Living with Higher-Risk MDS

MDS patient advocacy leaders appreciate the
fact that compared with patients with lower-risk
MDS, those who have higher-risk MDS can experi-
ence more symptoms: they can feel very tired, short
of breath, bruise easily, and have a higher risk for
infection. Each of these challenges can affect pa-
fients’ ability to perform their daily activities, their
desire or ability to socialize, and their overall quality
of life. Some individuals with higher-risk MDS also
have difficulty dealing with certain emotions, such
as sadness, anxiety, or anger, and with managing
their levels of stress. Patients may have difficulty fell-
ing their loved ones how they feel. Others in their

9]



The Role of the Care Partner

Family members and friends can play a valu-

able role in caring for an individual with MDS.

This is what it means to be a care partner. Care

partners help patients by providing physical,

practical, and emotional support, even if they

live far away. Care partners may be respon-

sible for several different things, either on a

daily or on an as-needed basis. Some of the

tasks that might be assigned to care partners

include the following':

* Providing emotional support and encour-
agement

* Communicating with the healthcare team

* Administering medications on schedule

e Helping to manage patients’ symptoms and
side effects

* Arranging medical appointments

e Providing fransportation to and from
appointments

* Preparing or serving meals

e Assisting with household chores

* Managing insurance and billing issues

family may not know how to respond to their loved
one with higher-risk MDS.

It is important for patients with higher-risk MDS,
their family members, and their care partners to use
the many resources that are available, in order to
help them cope with their cancer, as well as with
any cancer- and treatment-related side effects
that may occur. Individuals with higher-risk MDS
and their care partners should report any possible
side effects of treatment to their healthcare team,
even if those effects do not appear to be serious
(see SIDEBAR on the role of the care partner). These
discussions should include not only physical side
effects, but emotional and social (isolation) effects
of MDS as well.

Patient advocates encourage individuals with
MDS, as well as their care partners and family mem-
bers, to speak with their physicians, nurses, social
workers, and other members of the healthcare team
about how they feel. Advocates suggest that talking
with other patients who have MDS can also be valu-
able. Patient organizations, including those listed in

[10]

“WE HAD A PATIENT WHO
TOLD US THAT HE HADN'T
SEEN HIS GRANDKIDS IN
MONTHS BECAUSE HE WAS
AFRAID. THE GRANDKIDS
WERE TODDLERS, AND HE
SAID THEY WERE AFRAID
TO HAVE THEM OVER TO
THE HOUSE BECAUSE THEY
ARE ALWAYS SICK WITH
SOMETHING. THEY WOULD
COME TO VISIT, BUT
STAND ON THE SIDEWALK
AND TALK THROUGH THE
WINDOW."

—Neil Horikoshi,
Aplastic Anemia and
MDS International Foundation

the Table, can help patients and care partners con-
nect with others to find the support that they need.

Regardless of whether they are receiving treat-
ment, all patients with MDS—particularly those with
higher-risk cancer—require close monitoring by their
healthcare team. Monitoring includes complete
blood counts and other tests that measure the
amount of blasts, along with determining whether a
patient’s cancer has changed in any way. For ex-
ample, a higher percentage of blasts in the blood or
bone marrow can be a signal that higher-risk MDS is
transforming to AML. If this occurs, a different freat-
ment approach might be needed.’



Seeking Out MDS Experts

“SEE“\IG A PHYS|C|AN All participants in the Global MDS Patient
Advocacy Roundtable agree that it is important for
EXPERT IN MDS IS SO patients with MDS and their physicians to leamn
about the risk of fransformation to AML. Because
”\/\PORTANT PAT'ENTS higher-risk MDS is a complex condition, advocates
believe that individuals with the cancer should find
WHO GO TO AN EXPERT and meet with a physician who has specific exper-
tise in managing their cancer.
CENTER ARE GOlNG The roundtable participants explained that phy-
TO HA\/E S U PPORT FO R sicians who are experts in MDS are trained hematol-
ogists and oncologists who typically practice in
ALL OF THE DIFFERENT larger cancer centers or university hospitals. Experts
in MDS often treat only patients with blood cancers
ASPECTS OF THEIR MDS and see large numbers of patients who have been

diagnosed with MDS. Additionally, experts general-

AND OF THElR Ll\/ES ly have in-depth knowledge of ongoing research in
THEIR TR EATMENT, THEIR MDS and access to clinical trials that are testing

novel treatments for patients with MDS, including

N UTR|T|ON, THEIR MENTAL those with higher-risk subtypes. Because of logistics

and other challenges, several roundtable leaders

HEALTH .o EVERYTH”\IG” noted that referrals to MDS physician experts are
. either not occurring at all or are happening “late”—

—Niels Jensen that is, after 1 or more treatments have been tried.

(Denmgrk) Patients with MDS, particularly those newly diag-

nosed with higher-risk cancer, are strongly encour-

“YPEOPLE WITH CANCER, INCLUDING THOSE WITH HIGHER-
RISK MDS, SHOULD NEVER FEEL GUILTY OR WRONG
ABOUT GETTING A SECOND OPINION OR BEING CURIOUS
ABOUT WHAT COULD HAPPEN TO THEM AS THE DISEASE
PROGRESSES. TO HELP THEM GET OVER THAT GUILT, | TELL
PATIENTS THAT THE SECOND OPINION IS HELPFUL BECAUSE
IT MORE OFTEN CONFIRMS THAT YOUR FIRST DOCTOR IS
DOING THE RIGHT THING."

—Sophie Wintrich,
MDS UK Patient Support Group (United Kingdom)
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“MANY PATIENTS DON'T
CHALLENGE THEIR
PHYSICIANS. THEY'RE
AFRAID TO DO THAT. THEY
DON'T FEEL THAT THEY ARE

EMPOWERED TO DO THAT,
BUT THEY ARE!”

—Jana Pelouchovd@,
Diagnoza Leukemie
(Czech Republic)

aged to consult with experts in the field regarding
any guestions they might have about their cancer
and their freatment. As with any medical condition,
several ways to approach patient care typically
exist, and physicians can have different opinions
about the best standard treatment plan.!

Resources that can help individuals with MDS and
their care partners find physician experts in the can-
cer are listed in the Table.

Communicating Treatment Goals and Sharing
Decisions

The concept of shared decision-making means
that the individual with cancer and his or her care
partners work together with the healthcare team to
make treatment decisions. Shared decision-making
is particularly important when several options are
available to consider; a patient’s personal prefer-
ences and values can help the tfeam determine
which treatment option best meets his or her goals.'

MDS patient advocates believe that shared deci-
sion-making can result in positive outcomes among
individuals with cancer. They are also aware of bar-
riers to shared decision-making, however, with some
patients and care partners expressing hesitancy or
feeling guilty about asking questions or seeking sec-
ond opinions from MDS experts. Patient advocates
at the roundtable discussion reinforced the impor-
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tance of patients and care partners staying in-
formed, asking questions, and sharing their prefer-
ences and needs. The treatment plan for a patient
with higher-risk MDS should be personalized or tai-
lored to his or her cancer subtype and risk status, as
well as to the patient’s specific wishes and goals.

Connecting with the Patient Advocacy Community

Even though MDS is rare, many advocacy groups
and support organizations are located throughout
the world. The experts who participated in the Globall
MDS Patient Advocacy Roundtable convened from
around the world as leaders of these types of organi-
zations. They and their colleagues devote their time
and energy to ensure that all patients with MDS have
the information, guidance, resources, and support
that they need fo live well with their cancer.

Members of the roundtable who have been in-
volved with advocacy for many years have noted
that organizations such as theirs have become even
more important over fime. They see that today’s
families are smaller, with fewer generations living
under one roof or in the same fown or locale.
Advocates are grateful that they can talk with and
assist patients with MDS who are less able to rely on
family members for support and information.

“PATIENTS WITH HIGHER-
RISK MDS AND THEIR
LOVED ONES SHOULD
ALWAYS FEEL THAT THEIR
NEEDS AND WISHES ARE

BEING MET THROUGHOUT
THE TREATMENT JOURNEY."

—Cristina Panera Herndndez,
Asociacion Espanola de
Afectados por Linfoma
Nelells)




“IF YOUR TYPE OF MDS PUTS YOU AT HIGHER RISK OF
TRANSFORMING TO AML, PLEASE SPEAK UP WHEN TALKING

TO YOUR DOCTORS AND OTHER HEALTHCARE PROVIDERS.
LET THEM KNOW WHAT IS IMPORTANT TO YOU.”
—Jana Pelouchovd, Diagnoza Leukemie (Czech Republic)

Patient organization leaders are also passionate
about giving people with MDS the power to advo-
cate for themselves. Roundtable participants want

“HISTORICALLY, | THINK
WE HAD STRONGER
FAMILY NETWORKS. IF
SOMEBODY WAS ILL, THE
FAMILY RALLIED. THIS IS
LESS TRUE THESE DAYS. WE
HAVE SMALLER FAMILY
NETWORKS AVAILABLE AT
THE PATIENT'S DOORSTEP.

PEOPLE WITH CANCERS
SUCH AS MDS ARE MORE
LIKELY TO HAVE TO RELY
ON OUTSIDE HELP...
OUTSIDE RESOURCES.”

—Cristina Panera Herndndez,
Asociacion Espanola de
Afectados por Linfoma
Nelell)

patients with higher-risk MDS to feel knowledgeable
and confident when speaking with their physicians
and sharing their wishes and goals. Many of the ad-
vocacy organizations represented in the roundtable
coordinate support group meetings in fowns and
cities around the world, in order to help people with
MDS gain those skills and learn from others who have
been "in their shoes.”

Participants in the Global MDS Patient Advocacy
Roundtable closed the meeting by reinforcing their
readiness to speak with and support individuals with
higher-risk MDS who have questions or need resourc-
es. They strive to help all patients with MDS, particu-
larly those living with higher-risk cancer, to obtain the
best-quality medical care and feel confident about
the choices that they have made throughout their
individual journey with this cancer.

EDUCATIONAL RESOURCES FOR
PATIENTS WITH HIGHER-RISK MDS
Global Patient Advocacy Organizations

Educational resources and support for individuals
with MDS are available both online, as well as at
local hospitals, libraries, and community centers. For
patients with MDS and their families, national and
intfernational support groups can be valuable sourc-
es of information and assistance (see Table).

Glossary of Terms

Acute myeloid leukemia (AML): An aggressive
and fast-growing disease in which foo many imma-
fure white blood cells (known as myeloblasts) are
found in the bone marrow and blood

Allogeneic stem-cell transplantation (ASCT): A
procedure in which a person receives blood-forming
stem cells (cells from which all blood cells develop)
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“SUPPORT MEETINGS EMPOWER PEOPLE WITH MDS

TO SPEAK UP FOR THEMSELVES. INSTEAD OF PUTTING
SOMEBODY THERE TO DO A TALK AND SO ON—WHICH
KEEPS THE PATIENTS PASSIVE—WE GIVE THEM A ROLE IN
MODERATING AND COORDINATING THESE MEETINGS WITH
OUR GUIDANCE. WE WANT PEOPLE TO REALIZE THAT THEY
CAN DO THAT. WE HAVE FOUND THAT IT IS EXTREMELY
FREEING:; IT IS LIKE A CATHARTIC EXPERIENCE FOR PEOPLE.
IT HELPS THEM REALIZE THAT THEY ARE NOT VICTIMS OF
MDS. THEY HAVE AN IMPORTANT ROLE TO PLAY, AND THEY
CAN HELP OTHER PEOPLE WITH MDS."

—Cindy Anthony, Aplastic Anemia &
Myelodysplasia Association of Canada (Canada)

from a genetically similar, but not identical, donor.
This is often a sister or brother, but it can be an unre-
lated donor.

Anemia: A medical condition in which a per-
son’s red blood cell count, or hemoglobin, is below
normal

Aplastic anemia: A disorder in which the bone
marrow is unable to produce blood cells

Blasts: Abnormal (dysplastic), immature blood
cells found in the bone marrow or peripheral blood.
Because blasts are not mature, these cells are un-
able to perform their intended function. AML devel-
ops from blasts.

Blood cell count: A measure of the number of red
blood cells, white blood cells, and platelets in the
blood. The amount of hemoglobin (the substance in
the blood that carries oxygen) and the hematocrit
(the amount of whole blood that is made up of red
blood cells) are also measured. A blood cell count is
used to help diagnose and monitor many condi-
tions, such as anemia, dehydration, malnuftrition,
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and leukemia. It is also called a CBC, or complete
blood count.

Blood fransfusion: A procedure in which whole
blood or one of the components of blood is admin-
istered to a person through an infravenous (IV) line
into the bloodstream. This is a method of replacing
a patient’s red blood cells, white blood cells, or
platelets that were destroyed by a disease or dam-
aged by a tfreatment.

Bone marrow: Soft, sponge-like tissue in the cen-
ter of most bones that produces white blood cells,
red blood cells, and platelets

Chemotherapy: Treatment for cancer that stops
the growth of cells

Clinical trial: A medical research study that in-
volves patients, with the aim being to improve treat-
ments and their side effects; patients must always
be informed if their freatment is part of a clinical trial

Cytogenetics: The study of chromosomes or
DNA—the part of the cell that contains genetic in-
formation; some cytogenetic abnormalities, such



as deletion 5q, are linked to different forms of MDS

Genomics: The study of genes and their func-
tions, which is increasingly important for learning
the likely outcome or prognosis of the various sub-
types of MDS. In the future, this information may
also help to personalize MDS treatments.

Hemoglobin: A protein in red blood cells that
picks up oxygen in the lungs and brings it to cells in
all parts of the body

Hypomethylating agent (HMA): A form of che-
motherapy used to treat MDS that affects the way
in which genes are controlled, by slowing down
genes that promote cell growth and kiling cells that
are dividing rapidly.

Myelodysplastic syndromes (MDS): A group of
cancers in which the bone marrow does not pro-
duce enough normal blood cells (white blood cells,
red blood cells, and platelets), such that there are
abnormal cells in the blood and/or bone marrow.
When there are fewer healthy blood cells, infec-
tion, anemia, or bleeding may occur. MDS can
progress to acute myeloid leukemia (AML).

Neutropenia: A condition in which the number
of neutropnhils (a type of white blood cell) in the
bloodstream is decreased

Neutrophil: A type of white blood cell that helps
to fight infection

Paroxysmal nocturnal hemoglobinuria (PNH): A
rare, life-threatening disorder in which red blood
cells are easily destroyed by certain immune system
proteins. Symptoms can include blood clots and
red or brownish urine in the morning.

Platelet: A disc-shaped element in the blood
that assists in blood clotting. During normal blood
clotting, platelets clump together (aggregate).
Although platelets are often classed as blood cells,
they are actually pieces of large bone marrow
cells, called megakaryocytes.

Red blood cell (RBC): A type of blood cell that is
made in the bone marrow and found in the blood.
RBCs contain a protfein called hemoglobin that
carries oxygen from the lungs to all parts of the
body. RBCs are also called erythrocytes.

Revised International Prognostic Scoring System
(IPSS-R): A classification system used as a standard
for evaluating the prognosis outlook of patients with
MDS; the 5 distinct risk groups per IPSS-R include

very low risk, low risk, intermediate risk, high risk, and
very high risk’

Stem cells: Cells that have the potential to devel-
op info many different or specialized cell types

Supportive care: Care given to improve the qual-
ity of life of patients who have a serious or life-threat-
ening disease. The goal of supportive care is to
prevent or treat, as early as possible, the symptoms
of a disease; the side effects associated with the
freatment of a disease; and the psychological, so-
cial, and spiritual problems related to a disease or to
its treatment. Supportive care is also called comfort
care, palliative care, and symptom management.

Thrombocytopenia: A condifion in which the
number of platelets in the bloodstream is lower
than normal

White blood cell: A type of cell that is produced
in the bone marrow to help fight infection. There
are several different types of white blood cells.

Glossary Sources: NCI Dictionary of Cancer Terms
and MDS UK "“Understanding MDS”

Practical Advice and Takeaway Messages

* At diagnosis, patients with MDS are categorized
based on their risk for progression to AML. To de-
termine the risk score according to IPSS-R, the
physician uses the patient’s blast percentage,
cytogenetic risk group, blood counts, and other
test findings.*

* Higher-risk MDS may change (transform) to
AML—an aggressive type of leukemia. Patients
with higher-risk MDS have a shorter survival time
than do those with lower-risk MDS.?

* All patients with higher-risk MDS should be well
informed about the seriousness of their cancer.
Knowing this risk, patients can discuss with their
physicians the role of specific treatments, clinical
trials, and ASCT for higher-risk MDS.¢

* Regardless of whether they are receiving treat-
ment, all people with MDS—particularly those
with higher-risk cancer—should be closely moni-
tored by their healthcare team. Complete blood
counts and other tests can help physicians learn
if and how a patient’s MDS has changed.

* Patients with higher-risk MDS should feel empow-
ered fo speak up (or advocate) for themselves
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with their physicians and other healthcare pro-
viders. Individuals who have a serious cancer,
such as higher-risk MDS, should never feel guilty
or wrong about getting expert opinions (includ-
ing second opinions) or being curious about
what happens as their cancer progresses.

* Although MDS is rare, many organizations offer
clearly written educational materials in multiple
languages about this type of cancer, its diagno-
sis, and its treatment. These organizations also
provide comprehensive emotional support for
patients with MDS and their care partners, and
advocate for continued MDS research. ¢
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