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4TH  QUARTER  2021  P IPEL INE  REPORT:
MEDICAL AND PHARMACY BENEFIT DRUGS

• What these drugs are used for;

• How common those conditions are;

• Current treatments for those conditions; 

• How much the current treatments cost; and

• What to expect when these drugs have been approved.

• Top Five: our pick of products recently approved or pending approval that we believe warrant the most attention

• Recent FDA Approvals: detailed information on recently approved high-cost drugs under both the medical and pharmacy benefit

• Anticipated Approvals: summary table for potentially high-cost products under development

This Pipeline Report is focused on potentially budget-busting medications. 
We bring you information on

There are three sections in this report:

Most importantly, as a trusted advisor, Confidio recommends viable strategies for managing these expensive treatments.
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TOP FIVE:

WHAT 
Drug & condition

WHEN 
FDA approval 

date

WHERE 
Probable benefit 

coverage

WHY 
What earned this drug a Top 5 placement

HOW 
Strategies for managing cost

Korsuva 
(difelikefalin)

Treatment of itching 
associated with chronic 
kidney disease (CKD)

Approved 
August 23, 

2021

Medical benefit • First FDA approved treatment for itching 
associated with CKD 

• Priority review, Breakthrough therapy 

• Prior authorization to ensure appropriate patient 
selection

Rezurock
(belumosudil)

Treatment of chronic graft 
vs host disease (cGVHD)

Approved 
July 16, 2021

Pharmacy benefit • Only product with this mechanism of action for 
this condition 

• First approved cGVHD treatment for children 

• Priority Review, Breakthrough Therapy 
designation

• Prior authorization to confirm patient is an 
appropriate candidate for therapy 

• Home inventory management

Welireg
(belzutifan)

Treatment for patients with 
cancer due to von Hippel-
Lindau disease.

Approved 
August 13, 2021

Pharmacy benefit • Offers a treatment option for patients with 
tumors from von Hippel-Lindau disease who are 
not candidates for surgery 

• Significant overall response rates for a variety of 
VHL-associated cancers

• Prior authorization to confirm VHL alteration and 
patient is not a candidate for surgery 

• Copay assistance may be available through Merck & 
Co. 

• Split fill program

ganaxolone

Treatment of patients with 
CDKL5 deficiency

Anticipated 
approval in 
March 2022

Pharmacy benefit • Would be the only therapy specifically for this 
condition 

• Current treatment is not effective at stopping 
seizures in many patients 

• Priority Review designation

• Prior authorization to confirm clinical need for the 
product 

• Consider referral to complex case management 
program.

efgartigimod

For the treatment of 
myasthenia gravis

Anticipated 
approval 4th 
quarter 2021

Medical benefit • Offers additional treatment option for patients 
who cannot use conventional therapies 

• Price has not been established but is anticipated 
that it will be less expensive than Soliris

• Prior authorization to ensure appropriate patient 
selection  

• Evaluate options for clinically appropriate, least 
costly site of care

Recently approved or pending approval products that may have a significant impact on drug costs in the medical or pharmacy benefit.



4TH QUARTER 2021 
PIPELINE REPORT

*Prevalence is the number of people with the condition at any given time. Incidence is the number of new cases per year.
**CRL (Complete Response Letter) is a communication to a drug’s manufacturer from the FDA indicating that the application for the drug cannot be approved in its present form. 3

RECENT FDA APPROVALS
Pharmacy Benefit

Bylvay (odevixibat): Albireo
• Approval date: 7/20/2021

• Pharmacy benefit
 › Administered orally once daily 
 › Limited distribution 

• Indication and frequency
 › Treatment of itching associated with progressive familial intrahepatic cholestasis: prevalence* 1-2 cases per population of 100,000

• Cost factors
 › $321,200 annually
 › Annual cost estimate based on average weight of 18kg for patients in clinical
 › Therapeutic alternative annual treatment cost: Not applicable; this is the first drug approved for this indication

• Therapeutic impact
 › Major advance (with caveats)

 ■ First product to treat itching associated with progressive familial intrahepatic cholestasis
 ■ May not be effective for patients with subtype 2 disease

• Management strategies 
 › Prior authorization to confirm patient is an appropriate candidate for therapy
 › Copay assistance may be available through Albireo
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RECENT FDA APPROVALS
Pharmacy Benefit

Wegovy (semaglutide): Novo Nordisk
• Approval date: 6/04/2021

• Pharmacy benefit
 › Administered subcutaneously once weekly 

• Indication and frequency 
Treatment of obesity, or overweight in the presence of at least one weight-related comorbidity: prevalence* approximately 40-45 cases per population of 100

• Cost factors
 › $16,188 annually
 › Therapeutic alternative annual treatment cost: Saxenda (liraglutide) $16,188 annually 

• Therapeutic impact
 › Incremental improvement

 ■ Offers significant improvement in weight-loss when indirectly compared to similar agent in class

• Management strategies 
 › Prior authorization to ensure appropriate use and reauthorization only when benefit documented
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RECENT FDA APPROVALS (continued)
Pharmacy Benefit

Rezurock (belumosudil): Kadmon
• Approval date: 7/16/2021

• Pharmacy benefit
 › Administered orally once daily
 › Limited distribution

• Indication and frequency 
Treatment of chronic graft-versus-host disease (cGVHD)(bone marrow/stem cell transplant side effect that can be fatal): incidence* 1-1.5 cases per population of 100,000 per year

• Cost factors
 › Annual cost: $188,583
 › Therapeutic alternative annual treatment cost: Imbruvica (ibrutinib) at $181,529

• Therapeutic impact
 › Major advance

 ■ First FDA-approved product with this mechanism of action for the treatment of chronic GVHD; first FDA-approved drug for cGVHD for patients 12-18 years of age
 ■ Received Priority Review and Breakthrough Therapy designation
 ■ Treatment likely to be reserved for patients who fail or are not candidates for Imbruvica

• Management strategies 
 › Prior authorization to confirm patient is an appropriate candidate for therapy
 › Home inventory management
 › Copay assistance may be available through Kadmon
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RECENT FDA APPROVALS (continued)
Pharmacy Benefit

Skytrofa (lonapegsomatropin): Ascendis
• Approval date: 8/25/2021

• Pharmacy benefit
 › Administered as subcutaneous injection weekly 

• Indication and frequency 
Treatment of pediatric growth hormone deficiency; prevalence* 1 to 2.5 cases per population of 10,000

• Cost factors
 › Cost currently unavailable

 › Therapeutic alternative annual treatment cost: Numerous treatments approved, including Norditropin (somatropin) at $65,461, Humatrope (somatropin) at $65,838, Omnitrope 
(somatropin) at $58,522

• Major advance (with caveats) 
 ■ Offers once weekly dosing
 ■ May offer a slight improvement in effectiveness
 ■ Annual price is uncertain but likely to be at premium to daily-dosed products

• Management strategies 
 › Prior authorization to ensure patient is an appropriate candidate
 › Inventory management
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RECENT FDA APPROVALS (continued)
Pharamcy Benefit

Welireg (belzutifan): Merck & Co
• Approval date:8/13/2021

• Pharmacy benefit
 › Administered orally

• Indication and frequency 
Adult patients with von Hippel-Lindau (VHL) disease who require systemic treatment for associated kidney, nervous system and pancreatic tumors; prevalence* 2.7 cases per 
population of 100,000

• Cost factors
 › $267,500
 › Therapeutic alternative annual treatment cost: not applicable, no real standard of therapy for this group of patients.

• Therapeutic impact
 › Major advance 

 ■ Offers effective treatment option for patients with von Hippel-Lindau disease who are not candidates for surgical intervention
 ■ Study population demonstrated significant overall response rates for a variety of VHL associated cancers

• Management strategies 
 › Prior authorization to confirm VHL alteration and patient is not a candidate for surgery
 › Copay assistance may be available through Merck & Co
 › Split fill program
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RECENT FDA APPROVALS (continued)
Medical Benefit

Korsuva (difelikefalin): Cara Therapeutics, Vifor Pharma
• Approval date:8/23/2021

• Medical benefit
 › Administered as IV infusion 3 times weekly following dialysis  

• Indication and frequency 
Treatment of moderate to severe itching associated with chronic kidney disease in adults on dialysis; prevalence* of 70 cases per population of 100,000  

• Cost factors
 › $14,1666
 › Therapeutic alternative annual treatment cost: Not applicable; this is the first drug approved for this indication

• Therapeutic impact
 › Major advance

 ■ First FDA approved product for moderate-to-severe itching associated with CKD in adults receiving hemodialysis
 ■ Received Priority Review and Breakthrough Therapy designation

• Management strategies 
 › Prior authorization to confirm patient is an appropriate candidate for therapy (e.g. patient has failed conventional therapy)
 › Copay assistance may be available through Cara Therapeutics or Vifor Pharma
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RECENT FDA APPROVALS (continued)
Medical Benefit

Nexviazyme (avalglucosidase alfa-ngpt): Sanofi, Genzyme
• Approval date:6/7/2021

• Medical benefit
 › Administered as an IV infusion over ~7 hour every 2 weeks
 › Weight based dosing 

• Indication and frequency 
Treatment of late-onset Pompe disease (rare genetic enzyme deficiency that damages liver and heart); prevalence* 2.5 cases per population of 100,000

• Cost factors
 › Annual cost: $713,398 
 › Therapeutic alternative annual treatment cost: Lumizyme (alglucosidase alfa) at $691,105
 › Annual cost estimates based on 76 kg patient

• Therapeutic impact
 › Incremental improvement

 ■ Second enzyme replacement therapy (ERT) for late-onset Pompe disease available in US
 ■ Differs from Lumizyme in that Nexviazyme targets key pathway for cellular uptake of enzyme replacement
 ■ Treatment effectiveness appears similar to Lumizyme 

• Management strategies 
 › Prior authorization to confirm diagnosis
 › Evaluate options for clinically appropriate, least costly site of care
 › Copay assistance may be available through Sanofi, Genzyme
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Anticipated 
Approval 

Date

Brand 
Name

Generic 
Name

Anticipated 
Benefit 

Placement 
and Route of 

Administration

Indication/Use Condition 
Incidence or 
Prevalence*

Therapeutic Impact New 
Product 

Anticipated 
Annual 

Cost

Alternative 
Therapy on Market 

and Annual Cost

3/2022 ganaxolone Pharmacy--Oral CDKL5 deficiency (causes 
severe, frequent seizures that 

are difficult to treat)

2-3 cases per 
100,000 live births

• Rare Disease and 
Priority Review 
designations 

• Likely to be high 
since no other 
specific treatment 

TBD N/A: currently no 
curative or specific 
therapies available 

for CDD 

2/2022 bardoxolone Pharmacy--Oral Alport Syndrome (may cause 
loss of kidney function, 

deafness and more)

Prevalence*: 1 case 
per population of 

5-10,000

• Rare Disease and 
Priority Review 
designations 

• Likely to be high 
since no other 
effective treatment 

TBD N/A:  no existing 
drug therapy 

considered effective

1/2022 carbetocin Pharmacy--Nasal Prader-Willi syndrome (can 
cause distress, extreme 

overeating, other effects)

Prevalence*: 1 case 
per population of 

25,000

• Rare Disease; 
Fast Track; 
Priority Review 
designations 

• Different 
mechanism of 
action than the 
only alternative 

TBD Norditropin, 
Humatrope, etc.) @ 

approximately $100K

2/2022 mitapivat 
sulfate

Pharmacy--Oral Pyruvate kinase deficiency 
(PKD); causes mild to severe 

anemia, sometimes other 
serious effects.

Incidence*: 
Unknown; mild 
cases probably 
undiagnosed.   

Approximately 1 
case per 1 million 

population is 
diagnosed.

• Orphan drug, 
Priority Review, 
Rare Disease; Fast 
Track 

• First potentially 
disease-modifying 
therapy for this 
condition

TBD N/A: No existing 
drug therapy.  

Treatment includes 
blood transfusions, 
spleen removal, and 

rarely, stem cell 
transplantation 

ANTICIPATED FDA APPROVALS
Pharmacy Benefit
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ANTICIPATED FDA APPROVALS (continued)
Pharmacy Benefit

Anticipated 
Approval 

Date

Brand 
Name

Generic 
Name

Anticipated 
Benefit 

Placement 
and Route of 

Administration

Indication/Use Condition 
Incidence or 
Prevalence*

Therapeutic Impact New 
Product 

Anticipated 
Annual 

Cost

Alternative 
Therapy on Market 

and Annual Cost

10/2021 avacopan Pharmacy--Oral ANCA associated vasculitis
(rare disorder of blood vessels 

causing kidney and lung 
problems)

Prevalence*: < 1 
case per population 

of 10,000 

Unique mechanism of 
action

TBD Rituxan @ $19K

 11/2021 Voxzogo vosoritide Pharmacy--
Subcutaneous 

Achondroplasia, a rare, genetic 
type of dwarfism

Incidence*: 3-5 
cases per 100,000 

live births

First product to treat 
condition

$300,000 N/A--no existing 
treatment

9/2021 Livmarli maralixibat Pharmacy--Oral Alagille syndrome (bile 
duct disorder that causes 
progressive liver damage)

Occurs in one case 
per 30,000 live 

births

• Rare Disease 

• Breakthrough 
Therapy 

• Priority Review

TBD Ursodiol @ $2.8K

10/2021 bimekizumab Pharmacy--
Subcutaneous 

Plaque psoriasis
(common skin condition)

Prevalence*: 
8 cases per  

population of 
10,000

Multiple products on 
market with similar 
mechanism of action

TBD Remicade @ $25K, 
Stelara @ $88K, 

Cosentyx @ $124K 
and others

10/2021 somatrogon Pharmacy--
Subcutaneous

Pediatric growth hormone 
deficiency

Incidence* less 
than 1 case per 
population of 

10,000

Compares to 
Genotropin/ 
somatropin, but is 
dosed once weekly.

TBD Genotropin @ $107K
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ANTICIPATED FDA APPROVALS (continued)
Pharmacy Benefit

Anticipated 
Approval 

Date

Brand 
Name

Generic 
Name

Anticipated 
Benefit 

Placement 
and Route of 

Administration

Indication/Use Condition 
Incidence or 
Prevalence*

Therapeutic Impact New 
Product 

Anticipated 
Annual 

Cost

Alternative 
Therapy on Market 

and Annual Cost

TBD (FDA 
announced in 
July that 7/27 
PDUFA date 
would not be 

met)

abrocitinib Pharmacy--Oral Atopic dermatitis, moderate 
to severe (eczema; itchy skin 

rash)

Prevalence* of 
moderate to 

severe AD in the 
US:  3.5 cases per 
population of 100

• Breakthrough 
therapy 

• Priority review 

• Recent safety 
concerns with this 
drug class

TBD Dupixent @ $42K

4Q2021 pacritinib Pharmacy--Oral Myelofibrosis (bone marrow 
disorder that causes bleeding 

due to low platelet count)

Prevalence*: 
1.5 cases per 
population of 

100,000

May have fewer side 
effects than other 
drugs in its class

Jakafi @180K

CRL** issued 
3/15/2021

ropeginterferon 
alfa-2b

Pharmacy--
Subcutaneous

Polycythaemia vera
(blood cancer where 

overabundance of red blood 
cells causes serious blood 

‘thickening’)

Prevalence*: 
2 cases per 

population of 
100,000

Early clinical trials 
show ropeginterferon 
alfa-2b results in more 
complete remissions 
after 3 years than 
Hydrea

TBD Hydrea @ $888

CRL** issued 
6/18/2021

arimoclomol Pharmacy--Oral Niemann-Pick disease type C
(rare genetic life-threatening 
disorder that causes nerve 

damage)

Incidence* < 1 case 
per 100,000 live 

births

• Rare Pediatric 
Disease 

• Orphan drug 

• Breakthrough 
Therapy 

• Fast-track

TBD N/A: No alternatives; 
symptomatic 

treatment only
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ANTICIPATED FDA APPROVALS (continued)
Medical Benefit

Anticipated 
Approval 

Date

Brand 
Name

Generic 
Name

Anticipated 
Benefit 

Placement

Indication/Use Condition 
Incidence or 
Prevalence 

in US (unless 
otherwise 
indicated)*

Comments New 
Product 

Anticipated 
Annual 

Cost

Alternative 
Therapy on 
Market and 
Annual Cost

3/2022 ublituximab Medical--
Intravenous

Chronic lymphocytic leukemia 
(slow-growing form of blood 

cancer

Prevalence*: 
6 cases per 

population of 
100,000

Priority Review 
designation

TBD Zydelig + rituximab 
@$125K per 6 

months 

3/2022 relatlimab + 
nivolumab

Medical--
Intravenous 

Melanoma (type of skin cancer) 
that has spread or cannot be 

surgically removed

Prevalence*:  
3 cases per 

population of 
10,000

Priority Review 
designation

TBD Yervoy + Opdivo 
@ $138K per 3 

months.

2/2022 tebentafusp Medical--
Intravenous 

Uveal melanoma (cancer in the 
eye), certain subtypes

Prevalence*: 
5 cases per 

population of 1 
million

Priority Review, 
Breakthrough Therapy, 
Real-Time Oncology 
pilot program 
designations

TBD Keytruda @ $122K

3/2022 Tyvyt sintilimab Medical--
Intravenous

Non-small cell lung cancer, 
non-squamous cell subtype

Prevalence*:  
4 cases per 

population of 
10,000

TBD N/A: sintilimab is 
being reviewed as 
an add-on to the 

existing standard of 
care 

10/2021 narsoplimab Medical--
Intravenous

Bone marrow/stem cell 
transplant-associated 
side effect: thrombotic 

microangiopathy (TM-TMA)
(can cause anemia, bleeding, 
permanent organ damage or 

death)

Incidence*: 1 case 
per population of 
1,000,000 per 

year

TBD Defitelio @ $170K
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ANTICIPATED FDA APPROVALS (continued)
Medical Benefit

Anticipated 
Approval 

Date

Brand 
Name

Generic 
Name

Anticipated 
Benefit 

Placement 
and Route of 

Administration

Indication/Use Condition 
Incidence or 
Prevalence*

Therapeutic Impact New 
Product 

Anticipated 
Annual 

Cost

Alternative 
Therapy on 
Market and 
Annual Cost

7/2021 Tuoyi toripalimab Medical--
Intravenous 

Nasopharyngeal (nose and 
throat) cancer

Prevalence*: < 1 
case per population 

of 100,000

Breakthrough Therapy, 
Orphan Drug, Fast 
track designations

TBD Cisplatin + 
Gemcitabine @ 

$24K

9/2021 reltecimod Medical--
Intravenous 

Organ dysfunction/ failure 
caused by “flesh-eating” 

bacteria (necrotizing soft tissue 
infections aka NSTIs)

Incidence* of 
approximately 

1.5-4.5 cases per 
population of 1 
million per year

• Novel mechanism  

• Fast Track, 
Accelerated 
Approval 
designations 

• High impact: NSTIs 
often require limb 
amputation 

TBD N/A: No 
alternatives 
specifically 

approved for NSTIs 

10/2021 Tivdak tisotumab 
vedotin

Medical--
Intravenous

Metastatic or recurrent cervical 
cancer (type of uterine cancer)

Prevalence* of 
cervical cancer: 

4 cases per 
population of 

100,000

Accelerated Approval, 
Priority Review 
designations

$400,000 Pembrolizumab @ 
$175K

12/2021 efgartigimod Medical--
Intravenous 

Myasthenia gravis
(nervous system disorder)

Prevalence* < 1 
case per population 

of 100,000

• Orphan drug 

• Early access 
program allows 
use prior to FDA 
approval.

TBD Soliris @ $700K
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ANTICIPATED FDA APPROVALS (continued)
Medical Benefit

Anticipated 
Approval 

Date

Brand 
Name

Generic 
Name

Anticipated 
Benefit 

Placement 
and Route of 

Administration

Indication/Use Condition 
Incidence or 
Prevalence*

Therapeutic Impact New 
Product 

Anticipated 
Annual 

Cost

Alternative 
Therapy on 
Market and 
Annual Cost

11/2021 ciltacabtagene 
autoleucel
(cilta-cel)

Medical--
Intravenous

Multiple myeloma (type of 
blood cancer)

Prevalence* is 1 
case per population 

of 10,000

Rare Disease, 
Breakthrough Therapy 
designations

TBD • Pepaxto @ 
$206K 

• Combination 
regimens 
$169K-$355K 

• Blenrep @ 
$246K

2021 Lantidra donislecel Medical--
transplant into 

Portal vein

Diabetes: Labile (aka brittle) 
Type 1 diabetes not well 

controlled with intensive insulin 
therapy

Prevalence* of 
labile type 1 

diabetes is 2 cases 
per population of 

10,000

FDA Advisory 
Committee concluded it  
has “overall favorable 
benefit-risk profile” for 
certain people

Pancreas transplant 
@ $408K

 CRL** issued 
7/2/2021

teplizumab Medical--
Intravenous

Prevention or delay of type 1 
diabetes

Prevalence* of 
type 1 diabetes: 

50 cases per 
population of 

10,000

• Single treatment, 
likely over 14 days 

• Breakthrough 
Therapy, 
Priority Review 
designations

TBD No alternatives; 
symptomatic 
treatment only

CRL** issued 
8/13/2021

Vicineum oportuzumab 
monatox-qqrs

Medical--
Administered into 

the bladder

Resistant bladder cancer Prevalence* 2 cases 
per population of 

10,000

Priority Review 
designation

TBD • Keytruda @ 
$150K 

• Gemcitabine @ 
$12K



4TH QUARTER 2021 
PIPELINE REPORT

*Prevalence is the number of people with the condition at any given time. Incidence is the number of new cases per year.
**CRL (Complete Response Letter) is a communication to a drug’s manufacturer from the FDA indicating that the application for the drug cannot be approved in its present form. 16

REFERENCES
The above information was assembled from government and clinical resources for knowledge purposes only. Information and drugs were selected by clinicians based on therapy and potential clinical impact without any manufacturer 
affiliations or conflicts of interest. Approval status, dates, and WAC price are subject to variation. This document should not be exclusively used for decision-making purposes. WAC pricing data should be used for benchmarking purposes 
only. Prices listed above should not be used alone to set or adjudicate any prices for reimbursement or purchasing functions or considered to be an exact price for a single product and/or manufacturer. 

1. Agios Pharmaceuticals. (2021, June 22). Agios (AGIO) Files NDA to FDA for Rare Disease Drug Mitapivat. Retrieved from www.nasdaq.com: https://www.nasdaq.com/articles/agios-agio-files-nda-to-fda-for-rare-disease-drug-mitapivat-2021-06-22
2. Altieri L, E. M. (2018). Predictors of mucosal melanoma survival in a population-based setting. Journal of the American Academy of Dermatology, 136-142 DOI https://doi.org/10.1016/j.jaad.2018.09.054 https://www.jaad.org/article/S0190-

9622(18)32670-7/pdf. Retrieved from www.dermnetnz.org.
3. American Cancer Society. (2021, October 15). Key Statistics for Chronic Lymphocytic Leukemia. Retrieved from www.cancer.org: https://www.cancer.org/cancer/chronic-lymphocytic-leukemia/about/key-statistics.html#:~:text=Key%20Statistics%20

for%20Chronic%20Lymphocytic%20Leukemia.%20The%20average,age%2040%2C%20and%20is%20extremely%20rare%20in%20children.
4. American Cancer Society. (2021, October 15). Key Statistics for Lung Cancer. Retrieved from www.cancer.org: https://www.cancer.org/cancer/lung-cancer/about/key-statistics.html
5. American Cancer Society. (2021, October 15). Key Statistics for Melanoma Skin Cancer. Retrieved from www.cancer.org: https://www.cancer.org/cancer/melanoma-skin-cancer/about/key-statistics.html
6. American Cancer Society. (2021, May 13). Key Statistics for Nasopharyngeal Cancer. Retrieved from cancer.org: https://www.cancer.org/cancer/nasopharyngeal-cancer/about/key-statistics.html
7. American Diabetes Association. (2021, May 13). Statistics About Diabetes. Retrieved from diabetes.org: https://www.diabetes.org/resources/statistics/statistics-about-diabetes
8. American Liver Foundation. (2021, May 13). Alagille Syndrome. Retrieved from liverfoundation.org: https://liverfoundation.org/for-patients/about-the-liver/diseases-of-the-liver/alagille-syndrome/#facts-at-a-glance
9. Atox Bio. (2020, December 10). Atox Bio Announces FDA Acceptance to File the NDA for Reltecimod to Treat Suspected Organ Dysfunction or Failure in Patients with Necrotizing Soft Tissue Infection (“Flesh-Eating Disease”). Retrieved from 

prnewswire.com: https://www.prnewswire.com/il/news-releases/atox-bio-announces-fda-acceptance-to-file-the-nda-for-reltecimod-to-treat-suspected-organ-dysfunction-or-failure-in-patients-with-necrotizing-soft-tissue-infection-flesh-eating-dis-
ease-301190305.html

10. Berenbaum, F., Blanco, F., Guermazi, A., & et.al. (2020). Subcutaneous tanezumab for osteoarthritis of the hip or knee: efficacy and safety results from a 24-week randomised phase III study with a 24-week follow-up period. Ann Rheum Dis, 800-810.
11. Bieber T, S. E. (2021). Abrocitinib versus Placebo or Dupilumab for Atopic Dermatitis. New England Journal of Medicine, 1101-1112.
12. Biomarin. (2021, May 19). BioMarin Announces Oral Presentation at ENDO2021, the Endocrine Society’s Annual Meeting, with Data Demonstrating 2 Years of Treatment Benefit in Children with Achondroplasia Treated with Vosoritide. Retrieved from 

drugs.com: https://www.drugs.com/clinical_trials/biomarin-announces-oral-presentation-endo2021-endocrine-society-s-annual-meeting-data-demonstrating-19313.html
13. Biomarin. (2021, May 19). Food and Drug Administration Accepts BioMarin’s New Drug Application for Vosoritide to Treat Children with Achondroplasia. Retrieved from investors.biomarin.com: https://investors.biomarin.

com/2020-11-02-Food-and-Drug-Administration-Accepts-BioMarins-New-Drug-Application-for-Vosoritide-to-Treat-Children-with-Achondroplasia#:~:text=Vosoritide%20has%20also%20received%20orphan%20drug%20designation%20from,diagno-
sis%20

14. BioWorld. (2021, March 1). bioworld.com. Retrieved from Oncopeptides sets it newly approved MM therapy in the middle of the pack: https://www.bioworld.com/articles/504168-oncopeptides-sets-it-newly-approved-mm-therapy-in-the-middle-of-the-
pack?v=preview

15. Business Wire. (2020, December 31). CytRx Issues Statement Regarding U.S. Regulatory Review of Arimoclomol for Niemann-Pick Disease Type C. Retrieved from businesswire.com: https://www.businesswire.com/news/home/20201231005028/en/
CytRx-Issues-Statement-Regarding-U.S.-Regulatory-Review-of-Arimoclomol-for-Niemann-Pick-Disease-Type-C

16. Cancer.net. (2020, May). Lung Cancer - Non-Small Cell: Statistics. Retrieved from Cancer.net: https://www.cancer.net/cancer-types/lung-cancer-non-small-cell/statistics
17. CDC. (2020, February 27). The Cost of Arthritis in US Adults. Retrieved from cdc.gov: https://www.cdc.gov/arthritis/data_statistics/cost.htm
18. Centers for Disease Control and Prevention. (2021, May 19). What Is Type 1 Diabetes? Retrieved from cdc.gov: https://www.cdc.gov/diabetes/basics/what-is-type-1-diabetes.html
19. Cicalese, L. (2021, January 31). What is the prognosis for hepatocellular carcinoma (HCC)? Retrieved from www.medscape.com: https://www.medscape.com/answers/197319-39201/what-is-the-prognosis-for-hepatocellular-carcinoma-hcc
20. Conti RM, B. A. (2013). Prevalence of Off-Label Use and Spending in 2010 Among Patent-Protected Chemotherapies in a Population-Based Cohort of Medical Oncologists. Journal of Clinical Oncology, 1134-1139.
21. cti Biopharma. (2021, May 13). Pacritinib. Retrieved from ctibiopharma.com: https://www.ctibiopharma.com/pacritinib/
22. Fang W, H. Y. (2019, June 17). EGFR exon 20 insertion mutations and response to osimertinib in non-small-cell lung cancer. Retrieved from bmccancer.biomedcentral.com: https://bmccancer.biomedcentral.com/articles/10.1186/s12885-019-5820-

0#citeas
23. FDA. (2021). FDA Briefing Document BLA 125734 Donislecel. Silver Spring, MD: US Food and Drug Administration.
24. Formulary Decisions. (2020, March 6). Snapshot Bimekizumab. Retrieved from formularydecisions.com: https://www.formularydecisions.com/module/module_generic.aspx?ModuleID=4100&DrugID=7909&CTRL=Details&EvidenceLi-

braryID=13981&From=Formulary
25. Formulary Decisions. (2020, July 17). Snapshot Efgartigimod. Retrieved from formularydecisions.com: https://www.formularydecisions.com/module/module_generic.aspx?ModuleID=4100&DrugID=8134&CTRL=Details&EvidenceLi-

braryID=14329&From=Formulary
26. Formulary Decisions. (2020, February 17). Snapshot Narsoplimab. Retrieved from formularydecisions.com: https://www.formularydecisions.com/module/module_generic.aspx?ModuleID=4100&DrugID=7834&CTRL=Details&EvidenceLi-

braryID=14799&From=Formulary
27. Formulary Decisions. (2021, February 1). Snapshot Avacopan. Retrieved from formularydecisions.com: https://www.formularydecisions.com/module/module_generic.aspx?ModuleID=4100&DrugID=8422&CTRL=Details&EvidenceLi-

braryID=14758&From=Formulary
28. Formulary Decisions. (2021, January 11). Snapshot Vosoritide (BMN 111). Retrieved from formularydecisions.com: https://www.formularydecisions.com/module/module_generic.aspx?ModuleID=4100&DrugID=8747&CTRL=Details&EvidenceLi-

braryID=14732&From=Formulary
29. Hales CM, c. M. (2020). Prevalence of Obesity and Severe Obesity Among Adults: United States, 2017–2018. Hyattsville MD: CDC National Center for Health Statistics.
30. Higgins-Dunn, N. (2021, Augusst 27). BioMarin’s dwarfism drug Voxzogo scores European nod for young children, awaits looming FDA decision. Retrieved from fiercepharma.com: https://www.fiercepharma.com/pharma/biomarin-s-dwarfism-drug-

voxzogo-scores-european-nod-for-young-children-awaits-looming-fda?mkt_tok=Mjk0LU1RRi0wNTYAAAF_J6VMV2uzqmzs_1j6Aah8yTSrr4mInn6K-Tc8UQt6yDRTR45wT3n0xPQvu8yy7jv4g8hdBscJiDHpMCNISC7c7XvMWS8Fc6fJGkSP
31. Hong-McAtee, I. (2014). Growth Hormone Deficiency: A Guide for Families. American Academy of Pediatrics and Pediatric Endocrine Society.
32. Innovent Biologics. (2021, May 18). U.S. FDA Accepts Regulatory Submission for Sintilimab in Combination with Pemetrexed and Platinum Chemotherapy for the First-Line Treatment of People with Nonsquamous Non-Small Cell Lung Cancer. Retrieved 

from www.prnewswire.com: https://www.prnewswire.com/news-releases/us-fda-accepts-regulatory-submission-for-sintilimab-in-combination-with-pemetrexed-and-platinum-chemotherapy-for-the-first-line-treatment-of-people-with-nonsquamous-
non-small-cell-lung-cancer-301293152.html

33. IPD Analytics. (2020, October 23). IPD Analytics Market Forecast: Outlook for Tanezumab. Bay Harbor Islands, FL, USA.
34. IPD Analytics. (2020). Potential High-Cost Drug Approvals Expected Through 2021. Bay Harbor Islands, FL: IPD Analytics.
35. IPD Analytics. (2021, April 12). IPD Analytics Pharmacy & Therapeutics Watch List: Provention Bio Faces Delay in FDA Review of Teplizumab for Diabetes . Bay Harbor Islands, FL, USA.
36. IPD Analytics. (2021, March 6). CodeSource. Retrieved from IPDAnalytics.com: https://codesource.ipdanalytics.com/search-results/hcpcs/all/Pembrolizumab
37. IPD Analytics. (2021, April 12). IPD Analytics Pharmacy & Therapeutics Watch List. Bay Harbor Islands, Florida.
38. IPD Analytics. (2021). NEW DRUG REVIEW: Breyanzi (lisocabtagene maraleucel; liso-cel). Bay Harbor Islands, FL: IPD Analytics.
39. IPD Analytics. (2021, March 1). Pharmacy and Therapeutics Watch List. Retrieved from IPDAnalytics.com: https://secure.ipdanalytics.com/User/Pharma/RxStrategy/WatchList#high-interest-3021
40. IPD Analytics. (2021). Rx BRIEF: IMMUNOLOGY: Graft-Versus-Host Disease Management and Pipeline. Bay Harbor Islands, FL: IPD Analytics.
41. Junshi Biosciences. (2020, Septembeer 17). Junshi Biosciences Receives Orphan Drug Designation from the U.S. FDA for Toripalimab for the Treatment of Soft Tissue Sarcoma. Retrieved from globenewswire.com: https://www.globenewswire.com/

news-release/2020/09/17/2095563/0/en/Junshi-Biosciences-Receives-Orphan-Drug-Designation-from-the-U-S-FDA-for-Toripalimab-for-the-Treatment-of-Soft-Tissue-Sarcoma.html
42. Junshi Biosciences. (2021, January 24). FDA Grants Toripalimab Fast Track Designation for Mucosal Melanoma. Retrieved from globenewswire.com: https://www.globenewswire.com/news-release/2021/01/25/2163142/0/en/FDA-Grants-Tori-

palimab-Fast-Track-Designation-for-Mucosal-Melanoma.html
43. Marinus Pharmaceuticals. (2021, September 20). Marinus Pharmaceuticals Announces FDA Acceptance for Filing and Priority Review of New Drug Application for Ganaxolone in CDKL5 Deficiency Disorder. Retrieved from finance.yahoo.com: https://

finance.yahoo.com/news/marinus-pharmaceuticals-announces-fda-acceptance-113000935.html



4TH QUARTER 2021 
PIPELINE REPORT

*Prevalence is the number of people with the condition at any given time. Incidence is the number of new cases per year.
**CRL (Complete Response Letter) is a communication to a drug’s manufacturer from the FDA indicating that the application for the drug cannot be approved in its present form. 17

REFERENCES (continued)
The above information was assembled from government and clinical resources for knowledge purposes only. Information and drugs were selected by clinicians based on therapy and potential clinical impact without any manufacture 
affiliations or conflicts of interest. Approval status, dates, and WAC price are subject to variation. This document should not be exclusively used for decision-making purposes. WAC pricing data should be used for benchmarking purposes 
only. Prices listed above should not be used alone to set or adjudicate any prices for reimbursement or purchasing functions or considered to be an exact price for a single product and/or manufacturer. 

44. Matsui H, A. Y. (2020). Risk factors and appropriate therapeutic strategies for thrombotic microangiopathy after allogeneic HSCT. Blood Advances, 3169–3179.
45. May AK, T. V. (2020). Estimating the Impact of Necrotizing Soft Tissue Infections in the United States: Incidence and Re-Admissions. Surgical Infections, https://doi.org/10.1089/sur.2020.099.
46. Midha A, D. S. (2015). EGFR mutation incidence in non-small-cell lung cancer of adenocarcinoma histology: a systematic review and global map by ethnicity. Am J Cancer Res, 2892–2911.
47. Min-Ke He, R.-B. L. (2021). Lenvatinib, toripalimab, plus hepatic arterial infusion chemotherapy versus lenvatinib alone for advanced hepatocellular carcinoma. Ther Adv Med Oncol, Published online March 25. doi: 10.1177/17588359211002720 

https://www.ncbi.nlm.nih.gov/pmc/articles/PMC8010824/.
48. Mirum Pharmaceuticals. (2021, February 1 ). Mirum Pharmaceuticals Announces Completion of Rolling NDA Submission for Maralixibat in Alagille Syndrome. Retrieved from drugs.com: https://www.drugs.com/nda/maralixibat_210201.html
49. Murtuza A, B. A. (2019, February). Novel Third-Generation EGFR Tyrosine Kinase Inhibitors and Strategies to Overcome Therapeutic Resistance in Lung Cancer. Retrieved from cancerres.aacrjournals.org: https://cancerres.aacrjournals.org/con-

tent/79/4/689
50. Narendranath Epperla, A. L. (2020). Incidence, Risk Factors for and Outcomes of Transplant‐Associated Thrombotic Microangiopathy. British Journal of Haematology, https://doi.org/10.1111/bjh.16457.
51. National Association for Rare Disorders. (2021, May 13). Primary Myelofibrosis. Retrieved from rarediseases.org: https://rarediseases.org/rare-diseases/primary-myelofibrosis/#affected-populations
52. National Eczema Association. (2021, May 13). Eczema Stats. Retrieved from nationaleczema.org: https://nationaleczema.org/research/eczema-facts/
53. National Institute of Diabetes and Digestive and Kidney Diseases. (2019, January). Treatment for Alagille Syndrome. Retrieved from niddk.nih.gov: https://www.niddk.nih.gov/health-information/liver-disease/alagille-syndrome/treatment
54. National Organization for Rare Disorders. (2021, May 17). Niemann Pick Disease Type C. Retrieved from rarediseases/org: https://rarediseases.org/rare-diseases/niemann-pick-disease-type-c/
55. NCCN. (2020). NCCN Clinical Practice Guidelines in Oncology: Bladder Cancer V6.2020. Philadelphia: NCCN.
56. NCCN. (2020). NCCN Clinical Practice Guidelines in Oncology: Cervical Cancer V1.2021. Philadelphia: NCCN.
57. NCCN. (2021). NCCN Clinical Practice Guidelines in Oncology: Chronic Lymphocytic Leukemia/Small Lymphocytic Leukemia V1.2022. Philadelphia: NCCN.
58. NCCN. (2021). NCCN Clinical Practice Guidelines in Oncology: Head and Neck Cancers V3.2021. Philadelphia: NCCN.
59. NCCN. (2021). NCCN Clinical Practice Guidelines in Oncology: Melanoma, Cutaneous V2.2021. Philadelphia: NCCN.
60. NCCN. (2021). NCCN Clinical Practice Guidelines in Oncology: non-small cell lung cancer V4.2021. Philadelphia: NCCN.
61. NCCN. (2021). NCCN Clinical Practice Guidelines in Oncology: Non-small Cell Lung Cancer V6.2021. Philadelphia: NCCN.
62. Nelson, R. (2021, April 20). Tisotumab for Advanced Cervical Cancer Awaiting Approval. Retrieved from medscape.com: https://www.medscape.com/viewarticle/949607#vp_2
63. NINDS. (2020, April 22). Multiple System Atrophy Fact Sheet. Retrieved from www.ninds.nih.gov: https://www.ninds.nih.gov/Disorders/Patient-Caregiver-Education/Fact-Sheets/Multiple-System-Atrophy#3145_5
64. NORD. (2019). Pyruvate Kinase Deficiency. Retrieved from rarediseases.org: https://rarediseases.org/rare-diseases/pyruvate-kinase-deficiency/
65. NORD. (2020). Alport Syndrome. Retrieved from rarediseases.org: https://rarediseases.org/rare-diseases/alport-syndrome/
66. NORD. (2020). CDKL5 Deficiency Disorder. Retrieved from rarediseases.org: https://rarediseases.org/rare-diseases/cdkl5/
67. NORD. (2020, December 16). Pompe Disease. Retrieved from rarediseases.org: https://rarediseases.org/rare-diseases/pompe-disease/
68. NORD. (2021, March 4). Achondroplasia. Retrieved from rarediseases.org: https://rarediseases.org/rare-diseases/achondroplasia/
69. NORD. (2021, March 6). Niemann Pick Disease Type C. Retrieved from rarediseases.org: https://rarediseases.org/rare-diseases/niemann-pick-disease-type-c/
70. Osteoarthritis Action Alliance. (2019, September 19). OA Prevalence & Burden: Osteoarthritis Prevention and Management in Primary Care. Retrieved from oaaction.unc.edu: https://oaaction.unc.edu/wp-content/uploads/sites/623/2019/08/FI-

NAL-OA-Prevalence-and-Burden-final.pdf
71. Pfizer. (2021). Pfizer’s (PFE) BLA for Somatrogon Gets FDA’s Acceptance. Pfizer.
72. PharmaEssentia Corporation. (2020, June 4). U.S. FDA Accepts PharmaEssentia’s Application for Ropeginterferon Alfa-2b to Treat Polythycemia Vera. Retrieved from businesswire.com: https://www.businesswire.com/news/home/20200604005204/

en/U.S.-FDA-Accepts-PharmaEssentia’s-Application-for-Ropeginterferon-Alfa-2b-to-Treat-Polythycemia-Vera
73. Reuters. (2021, April 7). U.S. FDA extends review of Pfizer’s experimental skin disease drug. Retrieved from reuters.com: https://www.reuters.com/article/us-pfizer-fda/u-s-fda-extends-review-of-pfizers-experimental-skin-disease-drug-idUSKBN-

2BU1GZ
74. Rosa, K. (2021, January 26). FDA Grants Fast Track Designation to Toripalimab for Mucosal Melanoma. Retrieved from pharmacytimes.com: https://www.pharmacytimes.com/view/fda-grants-fast-track-designation-to-toripalimab-for-mucosal-melano-

ma
75. Rosa, K. (2021, March 15). FDA Issues Complete Response Letter for Ropeginterferon Alfa-2b for Polycythemia Vera. Retrieved from OncLive: https://www.onclive.com/view/fda-issues-complete-response-letter-for-ropeginterferon-alfa-2b-for-polycy-

themia-vera
76. Rosa, K. (2021, February 18). Vicineum Granted FDA Priority Review for Non–Muscle Invasive Bladder Cancer. Retrieved from pharmacytimes.com: https://www.pharmacytimes.com/news/vicineum-granted-fda-priority-review-for-nonmuscle-inva-

sive-bladder-cancer
77. Scheinmann, A. (2021, August 27). Prader-Willi Syndrome. Retrieved from emedicine.medscape.com: https://emedicine.medscape.com/article/947954-overview#a6
78. T Scott Bentley, N. J. (2020). Milliman Research Report: 2020 US organ and tissue transplants: Cost estimates, discussion, and emerging issues. Milliman.
79. Tefferi, A. (2020, September 4). Polycythemia Vera. Retrieved from rarediseases.org: https://rarediseases.org/rare-diseases/polycythemia-vera/
80. Tucker, M. E. (2021, April 16). FDA panel supports islet cell treatment for type 1 diabetes. Retrieved from mdedge.com: https://www.mdedge.com/endocrinology/article/238764/diabetes/fda-panel-supports-islet-cell-treatment-type-1-diabetes
81. UPMC Hillman Cancer Center. (2021, October 15). Uveal Melanoma. Retrieved from hillman.upmc.com: https://hillman.upmc.com/cancer-care/melanoma-skin/types/uveal#:~:text=What%20is%20Uveal%20Melanoma%3F%20Uveal%20melano-

ma%20is%20a,eye%20has%20an%20outer%2C%20middle%2C%20and%20inner%20layer.
82. UpToDate. (2021, March 6). Retrieved from UpToDate.com.
83. UpToDate. (2021, October 15). Idelalisib: Drug information. Retrieved from www.uptodate.com: https://www.uptodate.com/contents/idelalisib-drug-information?search=idelalisib&source=panel_search_result&selectedTitle=1~29&usage_type=pan-

el&kp_tab=drug_general&display_rank=1#F25497903
84. UpToDate. (2021, October 15). Rituximab (intravenous) including biosimilars of rituximab: Drug information. Retrieved from www.uptodate.com: https://www.uptodate.com/contents/rituximab-intravenous-including-biosimilars-of-rituximab-drug-in-

formation?search=rituximab&selectedTitle=1~147&usage_type=panel&display_rank=1&kp_tab=drug_general&source=panel_search_result#F218845
85. Virgil, H. (2021, August 25). FDA Accepts Biologics License Application for Tebentafusp in Metastatic Uveal Melanoma. Retrieved from www.cancernetwork.com: https://www.cancernetwork.com/view/fda-accepts-biologics-license-application-for-teben-

tafusp-in-metastatic-uveal-melanoma
86. WebMD. (2021, May 13). What Is Brittle Diabetes? Retrieved from webmd.com: https://www.webmd.com/diabetes/brittle-diabetes-all-about#1
87. Welldyne. (2021, March 15). WellDyne New Drug to Market Newsletter. Nulibry™ (fosdenopterin) .
88. Wexler, M. (2019, June 20). Rituxan Is Cost-effective for ANCA-associated Vasculitis, Study Says. Retrieved from ancavasculitisnews.com: https://ancavasculitisnews.com/2019/06/20/rituxan-is-cost-effective-for-anca-associated-vasculitis-study-says/
89. Wexler, M. (2021, May 19). FDA Reviewing Efgartigimod as Possible Treatment for Generalized MG. Retrieved from myastheniagravisnews.com: https://myastheniagravisnews.com/news-posts/2021/03/05/fda-review-efgartigimod-argenx-general-

ized-mg-possible-treatment/
90. Ying Jin, X.-Y. C.-X. (2012). Comparison of five cisplatin-based regimens frequently used as the first-line protocols in metastatic nasopharyngeal carcinoma. J Cancer Res Clin Oncol, 1717-1725.
91. Zhang PL, H. Y. (2016). Gemcitabine plus cisplatin versus fluorouracil plus cisplatin in recurrent or metastatic nasopharyngeal carcinoma: a multicentre, randomised, open-label, phase 3 trial. The Lancet, 1883-1892.

© 2021 Confidio, LLC: Confidential & Proprietary 
Document uncontrolled when printed or transmitted


