
Rare disease therapies provide hope to historically underserved 
populations and are one of the most innovative sectors in healthcare. 
However, rare and ultra-rare diseases do not fit traditional clinical 
evidence and economic dynamics built for large-population  
chronic conditions. 

Therefore, a targeted, adaptive, and hyper-personalized pharmacy care 
delivery model with deep clinical expertise is required to effectively 
support rare patients in their treatment journey while gathering real-
world evidence.

The criteria below can help to distinguish a true Rare Pharmacy from 
a traditional specialty pharmacy. As you evaluate a preferred Rare 
Pharmacy partner, consider how effectively it delivers the following:

Deep, disease-specific clinical expertise
Clinical teams are organized around specific rare conditions—not general specialty drug management—with 
deep knowledge of the diagnosis journey, disease progression patterns, treatment standards, and caregiver 
burden. Expert clinicians are sometimes the only few in the U.S. who support a specific disease state.

Prescriber collaboration and care coordination
A Rare Pharmacy supports patients and caregivers by working with their prescriber to promote  
appropriate use, optimize treatment, and ensure care coordination delivers positive clinical outcomes  
while reducing costs.

High-touch clinical and customized care management
Clinical management programs in rare are customized to support the needs of small and very complex 
patient populations, address their specific conditions, and manage specific therapies. Their nuanced 
treatment requirements necessitate high-touch clinical management to improve care outcomes, ensure 
appropriate utilization, optimize the value of treatment, and positively influence total cost of care.

Real-world data and evidence generation
Longitudinal patient registries and real-world outcomes data provide valuable insights beyond the clinical 
trial setting, helping ensure therapies are used appropriately and consistently while monitoring adherence, 
persistence, and the real-world impact of treatment on patient outcomes and total cost of care.

Specialized accreditation, distribution, and risk mitigation
Select a leader in exclusive or limited distribution networks with strong expertise in cold-chain logistics  
and risk evaluation and mitigation strategy (REMS) management, backed by dual rare disease accreditation 
from the Utilization Review Accreditation Commission (URAC) and the Accreditation Commission for  
Health Care (ACHC).

The takeaway: Choosing a preferred rare-focused pharmacy requires looking beyond traditional specialty pharmacy criteria. 
Rare disease patients achieve the best outcomes through hyper-personalized care, clinical expertise, and longitudinal patient 
management capabilities that only a true Rare Pharmacy can consistently deliver. 

Want a deeper understanding of Rare Pharmacy? Contact us at TheRarePharmacy@pantherxrare.com.
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