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Fun Facts Quiz
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1. Since 2000, the number of specialty drug approvals has increased by : 250%, 430%, 580%, 600%

2. X% of all specialty drugs have been approved since 2014: 15%, 25%, 30%, 35%

3. Specialty drug spend is now X% of total drug spend: 30%, 40%, 50%, 60%

4. Specialty drug spend is predicted to reach X% by 2021?
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Specialty Pipeline Key
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Gray Approved
Green High probability of FDA decision on or before this date 

(NDA/BLA filed and/or PDUFA date is set)
Yellow Expected time of FDA decision (pivotal trial complete or nearing completion)
Red Current approximate time of FDA decision (trials ongoing)

Purple The anticipated FDA approval date for first to market biosimilars and complex 
generics (BsUFA/GDUFA date is set) 

= Novel mechanism of action (MOA) with improved efficacy and/or safety profile; 
usually addresses an unmet medical need

= Existing/similar MOA with significant improvement in efficacy and/or safety profile or 
meeting an unmet need for alternative therapy options

= Existing/similar MOA with moderate improvement in efficacy and/or safety profile

= Minimal change in efficacy and/or safety profile; may have improved 
ease of use/convenience

= High: >1% (≥100 per 10,000 lives)

= Moderate: 0.1% - 0.99% (10-99 per 10,000 lives)

= Low: 0.01% - 0.09% (1-9 per 10,000 lives)

= Very low: <0.01% (>1 per 10,000 lives)

Status

Clinical
advancement

Prevalence

Drug name
Indication
Manufacturer

✚✚✚✚

✚✚✚✚

✚✚✚✚
✚✚✚✚

✚✚✚✚



©2019 AllianceRx Walgreens Prime. All rights reserved.

Specialty Pipeline: TrendBusters
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Information current as of published date. Information may change daily. Published date: 10/15/2019. Brand names are registered trademarks and are the property of their respective owners. Information contained herein has been derived from 
sources believed to be reliable but cannot be guaranteed as accurate and is not intended to be complete analysis of any investigational or approved compound. AllianceRx Walgreens Prime makes no recommendation or endorsement of any 
drug or treatment regimen, and makes no representations or warranties as to the accuracy or completeness of the information contained in this report and disclaims any liability resulting from the use of or reliance upon the information or any 
errors or omissions contained herein. Approved drug information is available at:  http://dailymed.nlm.nih.gov

Specialty Pipeline: TrendBusters: Near Term
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*May be eligible for pharmacy benefit coverage depending on FDA approval language
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Palforzia™

Peanut Allergy

Mfr: AIMT
✚✚✚✚

Ubrogepant

Migraine

Mfr: AGN
✚✚✚✚

Lisocabtagene
Maraleucel
DLBCL-NHL
Mfr: CELG

✚✚✚✚

Givosiran

AIP

Mfr: ALNY
✚✚✚✚

Ozanimod

MS

Mfr: CELG
✚✚✚✚

Rimegepant

Migraine

Mfr: PTGEF
✚✚✚✚

Tazemetostat

Sarcoma

Mfr: EPZM
✚✚✚✚

Leronlimab
HIV/AIDS
Mfr: CytoDyn

✚✚✚✚

Ocaliva™
NASH
Mfr: ICPT

✚✚✚✚

RVT-802

cDGS

Mfr: Enzyvant
✚✚✚✚

Teprotumumab
TED
Mfr: HZNP

✚✚✚✚

Isatuximab
MM
Mfr: SNY

✚✚✚✚

Viltolarsen
DMD
Mfr: 4516:JP

✚✚✚✚

Viaskin Peanut

Peanut Allergy
Mfr: DBVT

✚✚✚✚

Enfortumab
Vedotin
Bladder CA

Mfr: (4503:JP)
✚✚✚✚

Avapritinib

GIST

Mfr: BPMC
✚✚✚✚

Eptinezumab

Migraine

Mfr: ALDR
✚✚✚✚

Zanubrutinib

MCL-NHL

Mfr: BGNE
✚✚✚✚

Voxelotor

Sickle Cell Anemia

Mfr: GBT
✚✚✚✚

elexacaftor/tezacaftor/

ivacaftor

CF

Mfr: VRTX
✚✚✚✚

Tibsovo®
Biliary Tract CA

Mfr: AGIO
✚✚✚✚

Crizanlizumab

Sickle Cell Anemia

Mfr: NVS
✚✚✚✚

inebilizumab

Neuromyelitis Optica

Mfr: AZN
✚✚✚✚

TGR-1202
MZL-NHL
Mfr: NVS

✚✚✚✚

Ripretinib
GIST
Mfr: DCPH

✚✚✚✚

Mektovi®
CRC
Mfr: ARRY

✚✚✚✚

Capmatinib
NSCLC
Mfr: NVS

✚✚✚✚

Braftovi®
CRC
Mfr: ARRY

✚✚✚✚
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MOR208
DLBCL-NHL
Mfr: MOR:GR

✚✚✚✚

DS-8201
Breast CA
Mfr: DSKYF

✚✚✚✚

Valotoccogene
Roxaparvovec
Hemophilia A
Mfr: BMRN

✚✚✚✚

Casimersen
DMD
Mfr: SRPT

✚✚✚✚

pemigatinib
Biliary Tract CA

Mfr: INCY
✚✚✚✚
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NASH Nonalcoholic Steatohepatitis

NAFLD Nonalcoholic Fatty Liver Disease
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NASH
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• Affects 6-16 Million Americans with an additional 3 Million diagnosed each year.
• In the US, 34% of individuals over the age of 40 have NAFLD and 12% have NASH
• Currently third leading cause of liver transplant but expected to be leading cause by 2020
• Pathology: build up of fat in the liver leading to inflammation and damage resulting in scarring 

and cirrhosis
• Symptoms: in the early stage there are no symptoms, as disease progresses there is fatigue, 

weight loss, weakness, pain in the upper right quadrant of abdomen.
• Individuals often have Type 2 diabetes, high cholesterol and triglycerides, metabolic syndrome

Current treatment is diet and exercise along with management of comorbidities.
If approved in May, Ocaliva (currently approved to treat primary biliary cholangitis) 
will be the first drug with the indication to treat this disease.
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Gene Modifying Therapies versus CAR-T
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Gene Therapy
Gene Therapy involves the transferring of 
genetic material into a patient.
The genetic material changes how protein(s) 
is/are produced by targeted cells.
The result is the introduction, removal, or 
change in the content of a person’s genetic 
code to treat or cure the disease.
Carriers/vectors transport the genetic material 
to the targeted cells.

Cell Therapy
• Cell therapy is the transfer of intact, live cells into 

a patient to help lessen or cure a disease. The 
cells may originate from the patient (autologous 
cells) or a donor (allogeneic cells).

• The type of cells administered depends on the 
treatment (e.g., pluripotent, multipotent, and 
primary).

• ChimericAntigenReceptor (CAR)T-cell therapy 
modifies a patient’s own immune cells (T-cells), 
which attach to antigens on the surface of cancer 
cells
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What is the risk? 
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•Gene Therapies carry significant risk as the population eligible for treatment is unknown
-High cost from several hundred thousand dollars to several million
-Cost is often based on a one time treatment rather than spread over a lifetime
-Current coverage and plan design may need modification
-Total cost of care of disease weighed against treatment

•How does a plan manage a very small number of individuals whose treatment is high cost?

•Treatment only at Centers of Excellence? P4P with manufacturers? Continued efficacy?

Examples:

First CAR-T therapy 2010 – prostate cancer, $63,000/dose
2 CAR-T therapies in 2017 – leukemia, lymphoma - $570,000 and $450,000
First Gene therapy 2017 – retinitis pigmentosa - $500,000 per eye
1 Gene therapy 2019 – Type 1 spinal muscular atrophy - $2.1 M


