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gene, with an estimated prevalence of approximately
11N 3000 to 1in 4000 people'?

* NF1can lead to the development of plexiform

® ® ® neurofibroma (PN) in up to 50% of affected individuals3# StUdy This study was designed to Individual, 45-minute, POpUIatiOn e All participants were
_ : : SUSY-F - obtain qualitative data on double-blinded telephone required to be involved in
N e u rOf I b ro m atos I s Type .I -ASSOCI ated PN may be gssoagted W-Ith s.|gp|f|cant clinical b' i the er(g ectives of adult Interviews were congucted NISIHDN treatment decisions
symptoms, including pain, disfigurement, motor O jeCtlve |PERE RIS .
d o - dysfunction, airway dysfunction, visual impairment, patlents with NF1-PN qnd In the USA between July 27, Participants were aged
Plexitform Neurofibroma (NF1-PN): ond bladca/bowel dysfunction caregivers of adult patiens
° " . * Current management recommendations for adults Wi CINIRERE Interviewers followed or were caregivers of adults
Insights From a US Qualitative Surve with NF reflect the diversiy of clinical manfestations - The study focused on = ot NP
g y and thelr exte.nswe |m5|c;act, as well as the need for pa’(cj:el\rlw;bslci]kground : Participants were asked to All participants were
eigfelig reclicel care® ’?rgatme;wtjoulrange?/ogs’ rate the impact of NF1-PN recruited through physician
: : . . S R , : * However, inequalities in NF1 management have . SOOI on their lives, using a 5-point referrals, patient organizations,
Phioanh L. Nghiemphu'? Conrad L. Cordova?®; Abby Crites* Alyssa Bowling?;, Xiaoqgin Yang® Theresa Dettling”* been identified between pediatric and adult patients, relationship with scale (1 = not at all impactful: and patient databases

“Presenting author and transition of care into adulthood remains healthcare providers, 5 = extremely impactful)
challenging*’ and unmet needs

WUCLA Neuro-Oncology Program, David Geffen School of Medicine, University of California, Los Angeles, CA, USA; 2Department of — Limited approved treatment options and a lack of
Neurology, David Geffen School of Medicine, University of California, Los Angeles, CA, USA; 3Patient author; “IQVIA, Durham, NC, USA; specialty clinics offering coordinated care specifically
5Global Medical Affairs, Alexion, AstraZeneca Rare Disease, Boston, MA, USA; ®Merck & Co., Inc., Rahway, NJ, USA; 7US Health Economics for adults with NFT1 can significantly impact this *Caregivers who participated were not associated with patients who participated.

and Outcomes Research, Alexion, AstraZeneca Rare Disease, Boston, MA, USA patient population6’8‘1o NF1, neurofibromatosis type 1; PN, plexiform neurofibroma; USA, the United States of America.

STUDY OBJECTIVE © RESULTS

e This qualitative study aimed to improve understanding of the disease burden, healthcare Patient demographics NFT1-associated conditions
and treatment experiences, as well as unmet needs of adults with NF1-PN in the USA, e The study included 11 adult patients with NF1-PN, and two caregivers of adult e Patients and caregivers reported multiple conditions that they associated

Figure 4. Patient and caregiver responses when asked about new medications

from the perspective of patients and caregivers (Figure 1) patients with NF1-PN (Table 1) with I\.IF1;.the. most common of Which.wer.e pqin—related disorders (n=10), 4 | |
psychiatric disorders (n=7), and chronic migraines (n=6) Reduce the Shrink the size of PNs or make the
Table 1. Demographics and disease characteristics at the time of the survey size/severity __ PNsdisappear altogether; at a
Frequency of medical care of PNs minimum, make PNs less noticeable
Characteristic, n (%) Patients (N=13) . o . . -
e Most patients (77%; n=10/13) reported receiving routine healthcare annually -
C O N C L U S | 0 N S Current age, years — Patients with lapses in care (n=3/13) provided reasons including the <
18-34 5 (38) perception that there is no available treatment/cure for NF1-PN (n=3), lack ow or stop Slow and/or prevent the
35 8 (62 of healthcare insurance (n=2), and the lack of local physicians (n=1) tumor growth spread of PNs
. . . . . . > — —
e This study demonstrates that NF1-PN has a substantial negative impact on the quality of life - (62) ’ PhY o
In adult patients, despite variability in manifestations Region of USA Medication management e
: | d di d Fib i d n N Midwest 4 (31) _ , _ . Medications that numb the pain
Pain-related disorders (e.g. fibromyalgia and neuropathy) were the most common * Medications used for NF1-PN symptom management for adults included Improve pain and/or control the itchiness from
conditions experienced bv adults with NF1-PN South 4 (31) both over-the-counter (Nn=9) and prescription pain medications (N=3), management  PNs; address skin sensitivity; “make
P Y Northeast 3 (23) itami | t 7 d ski /ol p) I ioti my nerves less sensitive to pain”
: : . : : : o vitamin supplements (n=1), and skin creams/oils (n=2), as well as prescription
Patients identified several unmet needs related to their NF1-PN, including the availability of West 2 (15) PP (n=1), : (n=2) Preserib -
. . products for headache, anxiety/depression, blood pressure, sleep disorders, -
effective treatment options Time of NF1-PN diagnosis fibromyalgia, attention deficit hyperactivity disorder (ADHD), and cancer
Patients highlighted a need for new medications that could stop or slow the growth of PN Childhood (85 Covered by Access and good
: : Hanoo (85) Unmet needs Insurance coverage by insurance
and reduce the size/severity of PN Adulthood 2 (15)
Patients reported the desire to be more informed about their care * When asked what could be changed about the way NFI-PN Is managed, -
P R | . . N o Level of knowledge of patients (self-reported) n=11 patients and caregivers identified being more informed about their care and ~
There was variability in patients’ experiences with the process of transition from pediatric to Extremely knowledgeable 3 (27) disease state, and improved treatment options for NF1-PN as key needs (Figure 3) Minimal Medications with no or low side effects,
adult care Very knowledgeable 4 (36) side effects espeually cognitive side effects like
. . . S Hat K ed ol 4 (36 feeling drowsy, loopy, or foggy
More support and resources focused on disease and/or treatment education may equip orfiEwinet [newledgealole (36) . . . <
patients to make informed treatment and management decisions throughout the course of Level of k led f i (self ted) 2 Adults with NF1-PN wish to have access to improved
evel of knowledge of caregivers (self-reporte n= t o o o — T T T T
. reatment options and to be more informed about their care 0 1 2 3 4 5 6 7 8 9
the disease Extremely knowledgeable 1(50) P Number of responses
Very knowledgeable 1(50)
Somewhat knowledaeable 0 (0 . . . PN, plexiform neurofibroma.
9 ©) Figure 3. Patient and caregiver responses when asked what could be
Current treatment setting changed about the way NF1-PN is managed Transition of care
HCP's office 6 (40) e Of the 11 patients who were diagnosed during childhood, 82% (n=9/11) had
PLAIN LAN G UA G E S UMMARY Hospital setting 4 (31) More informed care been transitioned to an adult practitioner (Figure 5)
Why did ; hi ho NF1 Center of Excellence 2 (15) Better informed and more disease state — Transition to adult care occurred at the age of 18-19 years for most
y did we perform this research: | , Not currently seeing HCP 1(8) information patients, and was typically driven by the pediatric care team (n=6/9)
Researchers performed this study to better understand the experiences of adults with NF1-PN. V6 EEEemEE previn s 2 (15) - N —  While the t " icated for 56% of patient
They wanted to identify the disease burden, healthcare experiences, and unmet needs of these Treatments that decrease ( _5|/2) tf\ ransi I.Og Process was udnCﬁrlelp catec olr gi 0 of.pg. ents
patients. Current management options for NF1-PN are limited, especially for adults. The study Insurance type the size, severity, and anp_prop;riateergg\?ilc?ere(rne-ép))e]cggl?rcwge; tf?atatﬁgf\/evzggigt Il)neginglynhéra]?dan
aimed to highlight gaps in care and potential areas for improvement. ’ growth of PNs : h )
ghiight gap P P Dr'?te (PPO/HMO) i(éf)) (n=2), and frustration with level of care and understanding of NF1-PN
) ] edicare Improved New treatments that =
= symptoms (n=1
How did we perform this research | | | | Medicaid > (15) treatment are specifically . ymp (n=1)
Researchers conducted a qualitative study involving 11 adult patients with NF1-PN and Not insured/self-pa 1(8) options indicated for adults
two caregivers. Participants were surveyed about their healthcare experiences, treatment . bay ' _ _ . . Figure 5. Care status among patients diagnosed as a child (n=11)
settings, and knowledge levels. The study collected data on patients’ demographics, disease o o o o o o a0 oromatosis type T PN, plexiform More effective pain :
characteristics, and the impact of NF1-PN on their lives. Researchers analyzed the responses to management 9%
identify common themes and unmet needs. _ \§ _J Currently not seeing
Key result ) a phvsician
What were the findings of this research and what are the implications? Impact of NFI-PN ‘:‘;‘;ﬁi :‘°an q Easier access to new research. 9% Phy
The study found that NFI1-PN negatively affects patients’ quality of life, mental health, and e NFI-PN had a substantial impact on patients’ lives, affecting overall quality of developments clinical trials, and medications Still sees
daily activities. Most patients experienced pain, psychiatric disorders, and migraines. Many life, mental health, personal relationships, and ability to participate in school / childhood physician
patients desired better treatment options, particularly treatments that could stop or slow the or work (Figure 2) 4 )
: ) . . . . g Access to a care/case manager to
growth of PN and reduce the size/severity of PN, and more information about their condition. Centralized and help manage care, provide
Transitioning from pediatric to adult care posed challenges for some patients, including finding coordinated care guidance and Supp’)ort’ and
appropriate providers and feeling unheard. These findings highlight the need for improved NF1-PN In adults has a substantial impact . orioritize care for patients y
healthcare and treatment options for adults with NF1-PN. Healthcare providers should offer on most aspects of daily living
support and resources to help patients manage their condition. g Greater access to HCPs to discuss B
topics such as family planning and
Disclaimer: The first draft of the plain language summary was generated using a generative Al model that distills scientific publications Fiaure 2. Impact of NF1-PN on patients’ lives on a scale of 1 to 5* genetic counselling
into easy-to-understand summaries. The first draft was reviewed, revised, and approved by the authors. As part of AZ's commitment 9 ‘ P P Consideration More discussion around the
to innovation and ethical Al use, this summary was generated within the secure confines of AZ's infrastructure, ensuring both data of all aspects impact of mental health issues '
privacy and adherence to copyright laws. The authors are accountable for the accuracy and integrity of the final draft of the plain of care P like anxiety and depression on 82%
language summary. Overall quality of life patients with NF1-PN Transitioned to
(n=13) More time with physicians 1 adult practitioner
and being heard
Mental health - /
(n=13) 6o 1 2 3 4 5 6 7 8 LIMITATIONS
Number of responses
Personal relationships HCP, healthcare professional; NF1, neurofibromatosis type 1; PN, plexiform neurofibroma. ° Although some findings were consistent across adult patients with NF1-PN
(N=12) and caregivers of adult patients with NF1-PN, considerable data variability
Medication needs* was observed
Ability to participate e The patients with NF1-PN in this study noted that they are highly open to * The small sample size limited the ability to identify differences based on
in school/work new medications patient age or time of transition to adult care

(Nn=11)

* The inclusion of only two caregivers limited the generalizability of study
findings to the wider population caring for adults with NFI1

-l 2 3 4 5 [ o (] (] o o
- Not Extremely Patients highlighted a desire for new medications that * Patients and caregivers self-selected, which could have introduced some
impactful Average impact impactful could stop or slow the growth of PN and reduce the bias into the study findings
ot ol oact S = extermaly mmacta size/severity of PN (Figure 4) * Future studies are needed to examine the experience of patients who have
NF1, neurofibromatosis type T; PN, plexiform neurofibroma. poor or moderate levels of health insurance coverage during the transition
*At the time of the study, there were no approved medications for the treatment of PN in adults with NFT from ped iatric to ad u |t care
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