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« PPMD is an organization focused on * Family perspectives provided insights into the Based on this small sample of exploratory
ending Duchenne through research, challenges that many individuals have, or may interviews, there is an urgent need to establish
care, advocacy and engagement’. eventually face when their loved one living with adult care models that provide expertise in
As part of their commitment to Duchenne transfers to adult care. In both dystrophinopathy management, multidisciplinary
optimal care, PPMD established the participant cases, identifying, managing and supports, and improved care coordination and
Certified Duchenne Care Center coordinating care has or will fall to the family. access.

(CDCC'’s) program, aimed to ensure _ _ _ Likew.ise, it appears that this is a significant
that children living with a Figure 3.0 Family Perspectives on Transfer to Adult undertaking, with more rgsearch needeq to
dystrophinopathy have access to Care understand the natural history of the aging
high quality, comprehensive, Fragmented Care | | Duchenng po.pulatlon, educatllgnal needs of
coordinated care. The program  Leads to fragmented, uncoordlnated.sp.ecnalty treating CI|.n|C|anS, and the ability of the healthcare
v consists of 39 CDCC's care, placing the burden of communication system to incorporate these models in a

Zlcjz::)esr; ?;]e US (Figure 1.0)? and .f0.||0\.N-l.Jp on families ra.ther than.a sustainable way.
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Figure 1.0 PPMD Certified Duchenne or missed care. likely to identified model§ swtabl_e for supporting

long-term care that provides optimal outcomes for

Care Centers?

the growing population of adult patients with
Limited Expertise Duchenne.

 Limited Duchenne expertise among HCPs

A0
@:& can Iead“to suboptlr”nal care._Famllles_often Considerations / Next Steps
= A become “educators” for providers, which can
reduce trust and contribute to delayed care ,
population highlights the need for lifespan care,
including adult-focused goals and expectations.

Future research should examine differences in

Access Constraints
 Limited appointment availability, scheduling

. Lifespan care is becoming barriers, and geographic or economic pediatric and adult priorities, including (but not
challenges can delay access to adult limited to) health, education, employment,

Increasingly important in . . . . . . " .
dvstr h'?]y tﬁ management providers, therapies, and clinical trials, Insurance, and independent decision-making.
ystrophinopatny management as threatening continuity of care.

advances in disease-modifying Fig. 5.0 Future Considerations
therapies have led to a growing adult

population living with Duchenne and
Becker muscular dystrophy (Becker).

No Adult Model

Care Guidelines &
* No multidisciplinary adult care structure or Support

roa(.jme.lp exists for naV|ga.t|n.g. transfer from « Can the Duchenne Registry be expanded to include
pediatric care. Leads to significant shortalls domains important to adult care and generate data on care
in care for dystrophinopathy patients and transitions, quality of care, and outcomes to inform adult
families. care guidelines and standards?

What should comprehensive guidelines for transition and
transfer to adult care include, and should they address
both healthcare transfer and broader transition-to-
adulthood needs?

What is the optimal adult care model for dystrophinopathy,

« Understanding the challenges
families face in accessing adult care,
and those providers face in
developing adult care models, is
essential to improving next steps in
providing optimal transfer of care.

Barriers identified by Healthcare Providers

Methods « Barriers identified by HCPs highlight the need for including the role of neuromuscular care as the medical
home and strategies to improve patient medical and

greater support through fundmg’ data, training, insurance literacy for independent healthcare

: - management?
with two families and three healthcare approaches as adult care modes are established.
providers identified by PPMD. Families - :
had experience with the transition to Figure 4.0 HCP Perspectives on Transfer to Medical Expertise
adult care, and providers had expertise Adult Care - How can existing natural history data, published

evidence, provider expertise, and infrastructure support
be leveraged to better understand and prepare for the
long-term care needs of adults living with Duchenne into
mid- and late adulthood?

Financial
Outcomes

in caring for adults with dystrophinopathy
and attempting to establish adult care Economic Barriers

clinics. - Financial sustainability is a core barrier to
maintaining an adult Duchenne clinic.

« Administrators prioritize financial
performance; specialized neuromuscular

Families shared their experiences
accessing adult care and transitioning

from pediatric to adult services, while clinics may operate at a loss. . H Sting transit q dell data b
healthcare providers discussed « External funding and reimbursement | ow cande;qs g tr.?nf' |or; a][\ ”care © |ve|ry ta abe
challenges in developing adult care constraints limit care coordination, evterage ° qdusn.lldy 0SS to. © l;)lw-gjp,_eva uate ¢
models. Both groups offered insights comprehensive services, and programs. outcomes, and bulld a sustainable business case 1or

- _ . multidisciplinary adult dystrophinopathy care, including
and recommendations based on their the role of CDCCs and family-led support?
experiences.

P Provider Experience Limitations Philanthropy
 Qualitative analysis of participant « Adults !iving with_ Duchenne repre_sent a

insights was conducted to identify ‘new disease” without a natural history to « How can PPMD partner with families, adults living with

guide providers.
* No established benchmark for typical
disease progression at this life stage.

Duchenne, and healthcare systems to advance
advocacy, philanthropy, and the development of
sustainable adult care models?

 What role can existing initiatives, pilot programs,
CDCCs, and family leaders play in building and scaling
adult dystrophinopathy care across regions?

* How can emerging therapies and innovative funding

recurring themes and generate
considerations for the establishment and
implementation of adult care centers.

 Adult care providers report caring for

Figure 2.0 Lived Experience Experts patients QUrlng a complex stage Of_ d_|sease approaches, including equity-based models, be
_ _ progression marked by evolving clinical leveraged to support sustainable adult care
* Family #1 * Family #2 needs and mental health challenges. infrastructure?
— 5on born in 1986, diagnosed — Son born in 2005, diagnosed . i
~1989, currently age 39 years ~2010, currently age 20 years e As patlentS age, care ShlftS from neu rology-
- Lﬂitia! care encm,_m_ter_at_ pediatric - |I'Iitiﬂ|_ care E.I'ICDUI'ItEF at pediatric focused management to addressing Cardiac ACkhOWledgementS
ospital, no multidisciplinary care hospital, which moved to a . . .
del, EN absorbed burd f ltidiscipli del aft . -
care coordination o :I.felz?spﬁﬁirgfrg%ﬁna o tan;lfulmlonacrjy C;O.mpllcanon(?, Ichallenglng The authors wish to thank the families and clinicians who
— Various medical issues led parents — Relocation of family due to job raditiona pe latric care modaeils. partiCipated in the exploratory interviews, as well as those
to pursue transfer of care options change led to transfer of care - . e .
on a system.by-system basis options being sought by parents families, clinicians and healthcare systems who are working
— Current status: transfer to adult — Current status: transfer to adult . . to implement pragmatic and sustainable solutions.
care was competed at age 38, care still in progress, currently Patient-Centric Care
interested in better outcomes for all looking for real-time options across .
faasn;il:jzt:gd?;teﬁ;Ei?iaéhaensdtress multiple body systems * Caretmode_ls Imgst addre§t§ d fU” p.atlentt References
: spectrum, Including cognitive impairments
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