
Traditionally, rare diseases (RDs) policy has focused on cata-

strophic illness certification, high-cost drug reimbursement, and

life-saving interventions. Advances in neonatal screening, molecular

diagnostics, and gene therapy have significantly improved the pa-

tients’ survival. What was once predominantly managed within the

confines of acute pediatric care has now evolved into a complex, life-

long journey requiring sustained multidisciplinary care. This epide-

miological transition exposes a structural survival–care gap.1

Patients with RDs often face a diagnostic odyssey followed by a

lifetime of symptom management. RD patients present highly heter-

ogeneous needs that span medical, rehabilitative, psychological, and

social domains. Long-term care systems, however, were primarily

designed for age-related frailty, dementia, and stroke. They are

rarely tailored to early-onset, low-prevalence, high-complexity dis-

orders. Unlike typical geriatric populations, RD patients often re-

quire technologically advanced care, rehabilitation across develop-

mental stages, and caregiver-intensive support beginning in child-

hood. The mismatch between disease trajectory and service design

results in fragmented transitions between pediatric and adult ser-

vices, limited community-based rehabilitation resources, and heavy

reliance on informal family caregiving.1,2

The caregiver burden in RDs is substan-

tial and persistent. Families with RD patients

reported significantly higher financial stress,

employment disruption, and psychological

distress.3,4 Moreover, because expertise in

RDs is often concentrated in tertiary centers,

geographic disparities can limit access to

specialized care. Without coordinated long-

term planning, medical breakthroughs may prolong survival without

corresponding improvements in quality of life.5

The World Health Organization (WHO) introduced the Innova-

tive Care for Chronic Conditions (ICCC) framework in 2002 to guide

health systems in shifting from fragmented disease services toward

integrated, patient-centered models of care. The framework empha-

sizes coordination across macro-level policy environments, meso-

level healthcare organizations, and micro-level community and fam-

ily systems, supported by multidisciplinary collaboration, patient

self-management, and community resource integration.6 These

principles closely align with emerging policy paradigms in RD gover-

nance, which increasingly emphasize continuity of care and long-

term support rather than episodic medical treatment.7
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Central Illustration. Medical advances have transformed many rare diseases from fatal childhood conditions into

lifelong chronic disorders. While survival has improved substantially, long-term care systems have lagged biomedical

innovation. This conceptual framework illustrates the resulting “survival–care gap,” emphasizing the necessity of pol-

icy transformation toward integrated long-term care models that address medical, functional, and social needs across

the life course.
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Comparative experiences in East Asia provide instructive policy

insights. Japan’s Intractable Disease Act (Nanbyo) offers a compre-

hensive framework that combines medical subsidies with commu-

nity-based social services, with particular attention to maintaining

the stability of patients’ living environments.8 South Korea has also

advanced its policy framework through the Rare Disease Manage-

ment Act, gradually expanding social welfare coverage and strength-

ening support mechanisms for affected families.9 Taiwan, mean-

while, was the first country in Asia to enact dedicated RD legislation

through the Rare Disease Prevention and Medicine Act, which en-

sures access to orphan drugs and specialized nutritional supple-

ments through National Health Insurance (NHI) financing. Taiwan’s

policy infrastructure also benefits from its centralized NHI database

and the institutional maturity of the Long-Term Care 2.0 system.10

However, the integration of individuals with RDs into the broader

long-term care framework remains incomplete. As medical advances

continue to extend survival, the need for stronger cross-sector policy

alignment between healthcare and long-term care systems becomes

increasingly urgent. These comparative experiences underscore the

broader policy transition required in aging societies: moving beyond

survival-oriented medical systems toward integrated models capa-

ble of sustaining lifelong care.

RD policy in aging societies must move beyond a “one-size-fits-

all” approach toward a model of precision long-term care that recog-

nizes the heterogeneous and lifelong needs of patients. In light of

Taiwan’s evolving health and long-term care reforms, our analysis

identifies three strategic pillars for future policy development. First,

integrated transitional care models are needed to bridge pediatric

and adult healthcare systems, ensuring continuity of care across the

life course. Second, standardized assessment frameworks that cap-

ture multidimensional needs — including medical, functional, psy-

chological, and social domains — are essential to guide equitable

and needs-based resource allocation. Third, sustainable financing

mechanisms should adopt a life-course perspective, shifting from

episodic reimbursement models — designed for discrete medical en-

counters — toward long-term support structures that reflect the en-

during nature of RDs.

In super-aged societies, RDs represent a critical test of health

system resilience. They expose the structural limits of fragmented

governance and highlight the urgency of integrating medical care

with long-term social support. As therapeutic innovation continues

to expand survival horizons, policy frameworks must evolve accord-

ingly to sustain the quality and continuity of care across the lifespan.

The next frontier of rare disease policy is therefore not simply ex-

tending life, but ensuring that longer lives are supported by systems

capable of sustaining dignity, participation, and care throughout the

life course.
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