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NDA Executive Summary 
 

1. Application/Product Information  

NDA Number 219132 

Applicant Name IntraBio, Inc. 

Drug Product Name AQNEURSA (levacetylleucine) 

Dosage Form  For suspension 

Proposed Strength(s)  1 gram (unit-dose) 

NDA Classification  Type 1 - NME 

Route of Administration  Oral 

Maximum Daily Dose 4 grams (for patients > 35kg) 

Rx/OTC Dispensed  Rx 

Proposed Indication 
Treatment of adult and pediatric patients with 
neurological symptoms of Niemann-Pick Type C 
(NPC) weighing ≥15 kg 

Drug Product Description 

IntraBio has submitted this 505(b)(1) new drug 
application for AQNEURSA® (levacetylleucine) for 
oral suspension, 1 gram indicated for the treatment of 
adult and pediatric patients with neurological 
symptoms of Niemann-Pick Type C (NPC) weighing 
≥15 kg. 
 
The active ingredient, levacetylleucine has not been 
previously approved or marketed in the United States 
and therefore, it is classified as a New Molecular 
Entity (NME). 
 
AQNEURSA® for oral suspension is supplied in a unit-
dose packet containing 1.7 gram of white to off-white 
granules equivalent to 1 gram of levacetylleucine as 
the active ingredient. The granules also contain 
hypromellose, isomalt, and strawberry flavor as the 
inactive ingredients. 
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AQNEURSA (levacetylleucine) for oral suspension is 
supplied in a carton containing 28 unit-dose packets. 
It is also supplied as a multipack containing 4 cartons 
providing 112 unit-dose packets. This drug product 
should be stored at 20°C to 25°C (68°F to 77°F); 
excursion permitted between 15°C to 30°C (59°F to 
86°F) [see USP Controlled Room Temperature]. 
Based on the stability data provided in the 
application, an expiration dating period of 24 months 
is currently granted to this drug product. 

Co-packaged product 
information 

N/A 

Device information N/A 

Storage Temperature/ 
Conditions 

20°C to 25°C (68°F to 77°F); excursion permitted 
between 15°C to 30°C (59°F to 86°F) [see USP 
Controlled Room Temperature] 

Review Team 

Discipline Primary Secondary 

Drug Substance 
Sukhamaya 
Bain, PhD 

Lawrence 
Perez, PhD 

Drug Product/ 
Labeling 

Caroline 
Strasinger, PhD 

Hamid Shafiei, 
PhD/Julia Pinto, 
PhD 

Manufacturing 
Lloyd Alfonso, 
PhD 

Vaikunth 
Prabhu, PhD 

Biopharmaceutics 
Tapash Ghosh, 
PhD 

Tapash Ghosh, 
PhD 

Microbiology N/A N/A 

Other 
(Categorical 
Exclusion) 

Caroline 
Strasinger, PhD 

Hamid Shafiei, 
PhD 

RBPM Teshara Bouie, M.S.A 

ATL Hamid Shafiei, PhD 

Consults N/A 
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2. Final Overall Recommendation  - Approval 
At the time of submission of this application the dosage form for this drug product was 
proposed as  However, during the review of this application  

 
 the Agency 

recommended that the dosage form for this drug product be changed to “for oral 
suspension”. This was discussed with the applicant during the midcycle communication, 
and the applicant agreed to revise the dosage form from  to “for oral 
suspension”. Based on the revised dosage form, the Agency’s Biopharmaceutics 
reviewer requested that the applicant should propose a dissolution test and acceptance 
criterion as a quality attribute associated with a “for suspension” dosage form and to 
update the drug product specification for testing of the future batches of the drug 
product. The applicant agreed and submitted the dissolution test method, acceptance 
criterion, method validation, and updated drug product specification to be implemented 
for release and stability testing following approval of the application. The current 
specification provided in this NDA remains in effect for the approval of this application 
since the current batches were not tested at release and during stability for dissolution. 
The updated drug product specification is intended for testing of the drug product after 
the approval of the application and therefore, it was not captured in the drug product 
chapter of the IQA because the agreement regarding the addition of the dissolution 
testing as a quality attribute was reached after the drug product review was completed. 
The updated specification for the post-approval release and stability testing of the drug 
product submitted to the application on September 10, 2024 is provided below: 

(b) (4) (b) (4)

(b) (4)

(b) (4)

(b) (4)
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4. Basis for Recommendation:  
 

a. Summary of Rationale for Recommendation: 

 The applicant of this 505(b)(1) new drug application has provided 

sufficient CMC information to assure the identity, strength, purity, and 

quality of the drug substance, levacetylleucine and the drug product, 

AQNEURSA® (levacetylleucine) for oral suspension, 1 gram.  

 The Office of Pharmaceutical Manufacturing Assessment (OPMA) has 

made the overall recommendation of adequate for the facilities involved 

in this application.   

 The CMC-recommended revisions and comments regarding PI labeling 

as well as container and carton labels have been adequately addressed. 

 The applicant’s request for categorical exclusion from the preparation of 

environmental assessment has been found adequate and is granted. 

Therefore, this application is recommended for approval from the OPQ 
perspective with an expiration dating period of 24 months. 
 
b. Is the overall recommendation in agreement with the individual 
discipline recommendations?    Yes 

 
Recommendation by Subdiscipline: 

   Drug Substance      - Adequate 
   Drug Product  - Adequate 
   Quality Labeling  - Adequate 
   Manufacturing  - Adequate 
   Biopharmaceutics - Adequate 
   Microbiology  - N/A 

 

 Environmental Assessment:    Categorical Exclusion - Adequate 

 QPA for EA(s):     Yes 
 

5.  Life-Cycle Considerations 
Established Conditions per ICH Q12:  No 
Comments: 

 
Comparability Protocols (PACMP):  No 
Comments: 

 
 Additional Lifecycle Comments: None 
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Application Technical Lead Name and Date: 
 
Hamid Shafiei, Ph.D. 

Senior Pharmaceutical Quality Assessor 

DPQA VII/OPQA II/OPQ 

 



Hamid
Shafiei

Digitally signed by Hamid Shafiei
Date: 9/12/2024 01:29:12PM
GUID: 507d824300005f344cf8b5e5989f0057

46 Page(s) have been Withheld in Full as 
b4 (CCI/TS) immediately following this 

page
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Primary Assessor Name  

Caroline Strasinger, PhD 

Master Reviewer 

OPQ/OPQAII/DPQAVII 
 

Secondary Assessor Name  

Julia Pinto, PhD 
Supervisor 
OPQ/ OPQAII/DPQAVIII 
 

 



Caroline
Strasinger

Digitally signed by Caroline Strasinger
Date: 8/21/2024 03:23:25PM
GUID: 5051dfdd000013b995075b4d54108ed8
Comments: All OPQ comments agreed to on 08/21/2024

Julia
Pinto

Digitally signed by Julia Pinto
Date: 8/21/2024 03:46:54PM
GUID: 5050dbcb00001294a888a4bdc20a3a58

37 Page(s) have been Withheld in Full as 
b4 (CCI/TS) immediately following this page







Tapash
Ghosh

Digitally signed by Tapash Ghosh
Date: 9/11/2024 12:51:46PM
GUID: 508da7230002a2433ddcef616ca190df
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