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Orphan Drug Policy: Prior Authorization Update 
 
Purpose of the Update:  
This update identifies 3 candidates for addition to the orphan drug policy due to lack of utilization in FFS since FDA approval (Table 1). See Appendix 1 for 
Highlights of Prescribing Information from the manufacturer, including indications, dosage and administration, formulations, contraindications, warnings and 
precautions, adverse reactions, drug interactions and use in specific populations. 

Table 1. Candidates for Addition to the Orphan Drug Policy 

Generic Name 
(Brand) 

Diagnosis Year of 
Approval  

FFS Utilization 
Since Approval 

Relevant ICD-10 
codes 

FFS patients with 
claims for relevant 
ICD-10 codes* 

Burosumab-twza 
(Crysvita®) 

X-linked hypophosphatemia (XLH) in children and adults 2018 0 E83.31 Familial 
hypophosphatemia 

5 

Cerliponase alfa 
(Brineura®) 

To slow the loss of ambulation in symptomatic pediatric 
and adolescent patients 3 years of age and older with 
late infantile neuronal ceroid lipofuscinosis type 2 (also 
known as tripeptidyl peptidase 1 deficiency or Batten 
Disease). 

2017 0 E75.4 Neuronal 
ceroid lipofuscinosis 

0 

Luspatercept 
(Reblozyl®) 

 Anemia in adults with beta thalassemia who require 
regular red blood cell transfusion 

 Anemia failing an erythropoiesis stimulating agent 
and requiring 2 or more RBC units over 8 weeks in 
adult patients with very low- to intermediate-risk 
myelodysplastic syndromes with ring sideroblasts or 
with myelodysplastic/ myeloproliferative neoplasm 
with ring sideroblasts and thrombocytosis 

2019 0 D56.1 Beta 
thalassemia 
D56.5 Hemoglobin 
E-beta thalassemia 
D46.1 Refractory 

anemia with ring 

sideroblasts 

D56.1: 18 
D56.5: 3 
D46.1: 5 

* Estimated based on number of patients with FFS medical claims with the indicated diagnosis over a 1 year period (7/01/2018 to 6/30/2019). Diagnoses are 
based on ICD-10 codes associated with medical claims data, may not exactly match the FDA-approved indication, and may not reflect members currently 
enrolled in FFS.   
 

Recommendation:  

 Implement PA to support medically appropriate use of burosumab-twza, cerliponase alfa, luspatercept based on FDA labeling.  
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Appendix 1. Prescribing Information Highlights
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Appendix 2. Proposed Prior Authorization Criteria 

Orphan Drugs 

Goal(s): 
To support medically appropriate use of orphan drugs (as designated by the FDA) which are indicated for rare conditions  
To limit off-label use of orphan drugs  
 
Length of Authorization:  

Up to 6 months 
 
Requires PA: 
See Table 1 (pharmacy and physician administered claims) 
 
Covered Alternatives:   

 Current PMPDP preferred drug list per OAR 410-121-0030 at www.orpdl.org 

 Searchable site for Oregon FFS Drug Class listed at www.orpdl.org/drugs/ 
 

Table 1. Indications for orphan drugs based on FDA labeling 

Drug Indication  Age  Dose Recommended Monitoring 

Burosumab-
twza 
(CRYSVITA) 

X-linked 
hypophosphatemia 
(XLH)  

≥ 6 
months 

Pediatric <18 years:  
Initial (administered 
subcutaneously every 
2 weeks):  

 <10 kg: 1mg/kg  

 ≥10 mg: 0.8 mg/kg 
Max dose of 2 mg/kg 
(not to exceed 90 mg) 
 
Adult: 1 mg/kg 
monthly (rounded to 
nearest 10 mg; max 
90 mg) 

Baseline and Ongoing Monitoring 

 Use of active vitamin D analogues or oral phosphate 
within prior week; concurrent use is contraindicated 

 Fasting serum phosphorous: do not administer if serum 
phosphorous is within or above normal range   

 Renal function: use is contraindicated in ESRD or with 
severe renal impairment (CrCl <30 mL/min for adults or 
eGFR <30 mL/min/1.73m2 for pediatric patients) 

 25-hydroxy vitamin D levels: supplementation with 
vitamin D (cholecalciferol or ergocalciferol) is 
recommended as needed. 

Cerliponase 
alfa 
(BRINEURA) 

To slow the loss of 
ambulation in 
symptomatic 

3-17 
years 

300 mg every other 
week via 
intraventricular route 

Baseline  Monitoring 

 Enzymatic or genetic testing to confirm tripeptidyl 
peptidase 1 deficiency or CLN2 gene mutation 

http://www.orpdl.org/
http://www.orpdl.org/drugs/
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Batten Disease 
(late infantile 
neuronal ceroid 
lipofuscinosis type 
2 or TPP1 
deficiency) 

 Baseline motor symptoms (e.g., ataxia, motor function, 
etc)  

 ECG in patients with a history of bradycardia, conduction 
disorders or structural heart disease  

Ongoing Monitoring 

 Disease stabilization or lack of decline in motor 
symptoms compared to natural history  

Luspatercept 
(REBLOZYL) 

Anemia (Hg <11 
g/dL) due to beta 
thalassemia in 
patients requiring 
regular red blood 
cell transfusions 
 
Anemia (Hg <11 
g/dL) due to 
myelodysplastic 
syndromes with 
ring sideroblasts or 
myelodysplastic/ 
myeloproliferative 
neoplasm with ring 
sideroblasts and 
thrombocytosis  

≥ 18 
years 

Initial: 1 mg/kg 
subcutaneously 
 
Max dose of 1.25 
mg/kg every 3 weeks 
for beta thalassemia 
 
Max dose of 1.75 
mg/kg every 3 weeks 
for myelodysplastic 
syndromes 

Baseline Monitoring/Documentation 

 Number of red blood cell transfusions in the prior 2 
months; minimum of 2 RBC units over the prior 8 weeks 
in patients with myelodysplastic syndromes 

 Trial and failure of an erythropoiesis stimulating agent in 
patients with myelodysplastic syndromes 

 Hemoglobin level 

 Blood pressure  
 

Ongoing Monitoring  

 Discontinue if there is not a decrease in transfusion 
burden after 3 maximal doses (about 9-15 weeks) 

 Hemoglobin level 

 Blood pressure  
 

 

 

 

Approval Criteria 

1. What diagnosis is being treated? Record ICD10 code. 

2. Is the diagnosis funded by OHP? Yes: Go to #3 No: Pass to RPh. Deny; not 
funded by the OHP. 

3. Is the request for a drug FDA-approved for the indication, 
age, and dose as defined in Table 1? 

Yes: Go to #4 No: Pass to RPh. Deny; 
medical appropriateness.   
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Approval Criteria 

4. Is the request for continuation of therapy in a patient 
previously approved by FFS? 

Yes: Go to Renewal Criteria No: Go to #5 

5. Is baseline monitoring recommended for efficacy or safety 
(e.g., labs, baseline symptoms, etc) AND has the provider 
submitted documentation of recommended monitoring 
parameters? 

Yes: Go to #6 No: Pass to RPh. Deny; 
medical appropriateness. 

6. Is this medication therapy being prescribed by, or in 
consultation with, an appropriate medical specialist? 

Yes: Go to #7 No: Pass to RPh. Deny; 
medical appropriateness. 

7. Have other therapies been tried and failed?  
  

Yes: Approve for up to 3 months 
(or length of treatment) 
whichever is less   
 
Document therapies which have 
been previously tried 

No: Approve for up to 3 months 
(or length of treatment) 
whichever is less   
 
Document provider rationale for 
use as a first-line therapy 

 

Renewal Criteria 

1. Is there documentation based on chart notes that the 
patient experienced a significant adverse reaction related to 
treatment? 

Yes: Go to #2 No: Go to #3 

2. Has the adverse event been reported to the FDA Adverse 
Event Reporting System? 

Yes: Go to #3 
 
Document provider 
attestation 

No: Pass to RPh. 
Deny; medical 
appropriateness 

3. Is baseline efficacy monitoring available? Yes: Go to #4 No: Go to #5 
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Renewal Criteria 

4. Is there objective documentation of improvement from 
baseline OR for chronic, progressive conditions, is there 
documentation of disease stabilization or lack of decline 
compared to the natural disease progression?  

Yes: Approve for up to 6 months 
 
Document benefit 

No: Pass to RPh. Deny; 
medical appropriateness   

5. Is there documentation of benefit from the therapy as 
assessed by the prescribing provider (e.g., improvement in 
symptoms or quality of life, or for progressive conditions, a 
lack of decline compared to the natural disease 
progression)?  

Yes: Approve for up to 6 months 
 
Document benefit and provider 
attestation 

No: Pass to RPh. Deny; 
medical appropriateness   

 

 
P&T/DUR Review: 6/2020 (SS); 2/2020  
Implementation: 7/1/20 

 


