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Abstract

Background

Regarding the nature of Rare Dieses like

* Nature and definitions for those diseases

* Treatment protocols.

* Targeted paints.

o Technology assessment for those treatments

* Funding and financing for reimbursement strategies.

* Regulatory pathways.

Accessibility of Rare Dieses Treatment is one of the major challenges facing Any Health System In General and Specially
Systems Facing scarcity of resources due to Challenges Facing payers at Economic Evaluation fair Classification for
Patients Criteria availability of medical and economic Evidence and finally Treatments availability and affordability.

The Objective of this Research is analyzing factors affecting Accepility for the following diseases

Amyloidosis & Thalassemia in Order to Developing and enhancing Efficient accesses plans and strategies for those
Disease areas

Methods

Standardized survey was developed and conducted for 150 of HCPs (healthcare professionals ) at the following countries
( Algeria ,Morocco, Egypt ,KSA ,UAE Iraq ,Oman , Iran and Turkey ) HCPs included ( physicians, Nurses , Pharmacists
and Payers )

Patient’s Groups are represented at the Survey. Previous Survey with Integrated with Health systems data Bases and
Nationals Health Accounts analysis for these countries for previous 12 Years. One way sensitivity analysis was conducted
for robustness of data guaranteeing.

Results

Analyszs for Amyloidosis founded the following findings

Lack of Awareness for Emphasizing on the problem of Disease

Lack of Priority Policies Towards Disease.

Lack of Efficient Policy in Disease Management.

Lack of Stake holders Engagement.

Accepility Challenges presented at Diseases Management policies.

c Lack of Clear Treatment guidelines combined with effective awareness and Specialized Clinics might have
positive Impact on Policy Enhancement.

Analysis for Thalassemia founded the following findings

. Enhancement of Work Force Cabalites are remarkable.

. Awareness policies Are efficient.

c Developing Center of Excellences are facing challenges.

. Accepility for innovative medicines Need More Enhancement

. Adult Paints Accepility for Treatments Generally Is considering one of major challenges facing Health Systems.
. NGOs Playing Successful model for partnership with Public Sector in Enhancement

. Treatment Policies
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Conclusion
For Enhancement Accepility for Amyloidosis & Thalassemia the following Recommendations should be implemented.

Amyloidosis

* Without Efficient Policy it might represent Burden on Health System.

* Stake holders Engagement represent the corner stone for System Enhancement.

* Accepility Challenges presented at Diseases Management policies.

* Clear Treatment guidelines combined with effective awareness and Specialized Clinics might have positive Impact on

Policy Enhancement.

Thalassemia
* Center of Excellences Establishment.
» Enhancement for Adult Treatment Policies.

* Enhancement Accepility for Innovative medicines especially for adults

Background

Regarding the nature of Rare Dieses like

*  Nature and definitions for those diseases

*  Treatment protocols.

o Targeted paints.

*  Technology assessment for those treatments

*  Funding and financing for reimbursement strategies.
*  Regulatory pathways.

Accessibility of Rare Dieses Treatment is one of the major
challenges facing Any Health System in General and Specially
Systems Facing scarcity of resources due to Challenges Facing
payers at Economic Evaluation fair Classification for Patients
Criteria availability of medical and economic Evidence and fi-
nally Treatments availability and affordability.

The Objective of this Research is analyzing factors affecting
Accepility for the following diseases

Amyloidosis & Thalassemia in Order to Developing and en-
hancing Efficient accesses plans and strategies for those Disease
areas.

Amyloidosis

Is one of Rare Diseases is Usually fatal. increasingly recognized
in clinical practice despite patients presenting with non-specif-
ic symptoms of cardiomyopathy for cardiac Amyloidosis. Am-
yloidosis is a systemic illness that affects multiple organ sys-
tems, including the cardiovascular, renal, gastrointestinal, and
pulmonary systems. Common manifestations include restrictive
cardiomyopathy, arrhythmias, nephrotic syndrome, and gastro-
intestinal hemorrhage.

It is unknown whether coexisting atrial fibrillation (AF). due to
Amyloidosis is considered as a rare Disease according to The
European Union considers a disease as rare when it affects less
than 1 in 2,000 citizens. With characterization of wide diver-
sity of symptoms and signs that vary not only from disease to
disease

And some time from Patients to Patients.

Thalassemia
Thalassemia is one of the most common genetic disorders among
humans. It occurs in many world regions but the highest levels
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are recorded in the Mediterranean countries. And Characterized

with the following

* Inherited

* passed from parents to children through genes.

*  Blood disorder caused when the body doesn’t make enough
of a protein called hemoglobin

Methods

Standardized survey was developed and conducted for 150 of
HCPs (healthcar professionals) at the following countries (Al-
geri, Morocco, Egypt, KSA, UAE Iraq, Oman, Iran and Turkey)
HCPs included (physicians, Nurses, Pharmacists and Payers) [1-
51

Patient’s Groups are represented at the Survey. Previous Survey
with Integrated with Health systems data Bases and Nationals
Health Accounts analysis for these countries for previous 12
Years. One-way sensitivity analysis was conducted for robust-
ness of data guaranteeing [6-8].

Analysis for Amyloidosis founded the following find-

ings

*  Lack of Awareness for Emphasizing on the problem of Dis-
ease

*  Lack of Priority Policies Towards Disease.

* Lack of Efficient Policy in Disease Management.

*  Lack of Stake holders Engagement.

*  Accepility Challenges presented at Diseases Management
policies.

* Lack of Clear Treatment guidelines combined with effective
awareness and Specialized Clinics might have positive Im-
pact on Policy Enhancement.
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Policy Elements for Analysis Accessibility differences at MENA Region
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Analysis for Thalassemia Founded the Following Findings Conclusion
*  Enhancement of Work Force Cabalites are remarkable. For Enhancement Accepility for Amyloidosis & Thalassemia
*  Awareness policies Are efficient. the following Recommendations should be implemented [9-14].

*  Developing Center of Excellences are facing challenges.
*  Accepility for innovative medicines Need More Enhance- Amyloidosis
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