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GROUP II VIRUSES 
 

 PART A OF THIS REFERENCE LIST (pp 1-118) provides a comprehensive 
reference list of papers reporting the use of OptiPrep for rAAV purification.  

 PART B of RV02-1 lists ALL other Group II virus papers (starting p118). 
 IMPORTANT NOTE: The rAAV PAPERS RUN TO SEPT. 2018. 
 THE COMPANION LIST (RV02-2) LISTS rAAV PAPERS AFTER SEPT. 2018.  
 References are divided alphabetically into “Site of delivery” and/or “Research 

topic” sections. References in each section are listed alphabetically according to first 
author; multiple references by the same first author are presented chronologically. 

 To aid selection, key words are highlighted in blue. 
 For detailed methodologies of Group II virus purifications see OptiPrepTM Applic-

ation Sheets V14-V16. V06 is a methodological review of all OptiPrepTM technology. 
 

 

PART A 
 
Adenovirus infections 
Schaar, K., Geisler, A., Kraus, M., Pinkert, S., Pryshliak, M., Spencer, J.F., Tollefson, A.E., Ying, B. et al 
(2017) Anti-adenoviral artificial microRNAs expressed from AAV9 vectors inhibit human adenovirus infection 
in immunosuppressed Syrian hamsters Mol. Ther. Nucleic Acids, 8, 300-316 
 
Adipose tissue delivery 
Kallendrusch, S., Schopow, N., Stadler, S.J., Büning, H. and Hacker, U.T, (2016) Adeno-associated viral 
vectors transduce mature human adipocytes in three-dimensional slice cultures Hum. Gene Ther., 27, 171-173 
Liu, X., Magee, D., Wang, C., McMurphy, T., Slater, A., During, M. and Cao, L. (2014) Adipose tissue insulin 
receptor knockdown via a new primate-derived hybrid recombinant AAV serotype Mol. Ther. Meth. Clin. Dev., 
1: 8 
 
Adrenal cortex delivery 
Markmann, S., De, B.P., Reid, J., Jose, C.L., Rosenberg, J.B., Leopold, P.L., Kaminsky, S.M., Sondhi, D., 
Pagovich, O. and Crystal, R.G. (2018) Biology of the adrenal gland cortex obviates effective use of adeno-
associated virus vectors to treat hereditary adrenal disorders Hum. Gene, Ther., 29, 403-412 
 
AdV receptor (see “Coxsackie virus”) 
Airway delivery (see “Respiratory system delivery”) 
 
Amyotrophic lateral sclerosis 
Ceballos-Diaz, C., Rosario, A.M., Park, H-J., Chakrabarty, P., Sacino, A., Cruz, P.E., Siemienski, Z., Lara, N. 
et al (2015) Viral expression of ALS-linked ubiquilin-2 mutants causes inclusion pathology and behavioral 
deficits in mice Mol. Neurodegener., 10 :25 
Dirren, E., Aebischer, J., Rochat, C., Towne, C., Schneider, B.L. and Aebischer, P. (2015) SOD1 silencing in 
motoneurons or glia rescues neuromuscular function in ALS mice Ann. Clin. Transl.  Neurol., 2, 167–184 
Filézac de L’Etang, A., Maharjan, N., Braña, M.C., Ruegsegger, C., Rehmann, R., Goswami, A., Roos, A., 
Troost, D. et al (2015) Marinesco-Sjögren syndrome protein SIL1 regulates motor neuron subtype-selective ER 
stress in ALS Nat. Neurosci., 18, 227-238 
Foust, K.D., Poirier, A., Pacak, C.A., Mandel, R.J. and Flotte, T.R. (2008) Neonatal intraperitoneal or 
intravenous injections of recombinant adeno-associated virus type 8 transduce dorsal root ganglia and lower 
motor neurons Hum. Gene Ther., 19, 61-69 
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Foust, K.D., Flotte, T.R., Reier, P.J. and Mandel, R.J. (2008) Recombinant adeno-associated virus-mediated 
global anterograde delivery of glial cell line-derived neurotrophic factor to the spinal cord: comparison of 
rubrospinal and corticospinal tracts in the rat Hum. Gene Ther., 19, 71-81 
Jara, J.H., Villa, S.R., Khan, N.A., Bohn, M.C., et al (2012) AAV2 mediated retrograde transduction of 
corticospinal motor neurons reveals initial and selective apical dendrite degeneration in ALS Neurobiol. Dis., 
47, 174–183 
Koerber, J.T., Klimczak, R., Jang, J-H., Dalkara, D., et al (2009) Molecular evolution of adeno-associated 
virus for enhanced glial gene delivery Mol. Ther., 17, 2088–2095 
Kubodera, T., Yamada, H., Anzai, M., Ohira, S., et al (2011) In vivo application of an RNAi strategy for the 
selective suppression of a mutant allele Hum. Gene. Ther., 22, 27-34 
Mancuso, R., Martínez-Muriana, A., Leiva, T., Gregorio, D., Ariza, L., Morell, M., Esteban-Pérez, J., García-
Redondo, A. et al (2016) Neuregulin-1 promotes functional improvement by enhancing collateral sprouting in 
SOD1G93A ALS mice and after partial muscle denervation Neurobiol. Dis., 95, 168–178 
Stoica, L., Todeasa, S.H., Cabrera, G.T., Salameh, J.S., ElMallah, M.K., Mueller, C., Brown, Jr, R.H., and 
Sena-Esteves, M. (2016) Adeno-associated virus–delivered artificial microRNA extends survival and delays 
paralysis in an amyotrophic lateral sclerosis mouse model Ann. Neurol., 79, 687–700 
Tatom, J.B., Wang, D.B., Dayton, R.D., Skalli, O., et al (2009) Mimicking aspects of frontotemporal lobar 
degeneration and Lou Gehrig’s disease in rats via TDP-43 overexpression Mol. Ther., 17, 607–613 
Towne, C., Schneider, B.L., Kieran, D., Redmond, D.E., et al (2010) Efficient transduction of non-human 
primate motor neurons after intramuscular delivery of recombinant AAV serotype 6 Gene Ther., 17, 141–146 
Uchida, A., Sasaguri, H., Kimura, N., Tajiri, M., et al (2012) Non-human primate model of amyotrophiclateral 
sclerosis with cytoplasmic mislocalization of TDP-43 Brain, 135, 833–846 
Walker, C., Herranz-Martin, S., Karyka, E., Liao, C., Lewis, K., Elsayed, W., Lukashchuk, V. et al (2017) 
C9orf72 expansion disrupts ATM-mediated chromosomal break repair Nat. Neurosci., 20, 1225-1235 
Xu, Y-F., Prudencio, M., Hubbard, J.M., Tong, J., et al (2013) The pathological phenotypes of human TDP-43 
transgenic mouse models are independent of downregulation of mouse Tdp-43 PLoS One, 8: e69864 
 
Anaphylaxis 
Pagovich, O.E., Wang, B., Chiuchiolo, M.J., Kaminsky, S,M., Sondhi, D., Jose, C.L., Price, C.C., Brooks, S.F. 
et al (2016) Anti-hIgE gene therapy of peanut-induced anaphylaxis in a humanized murine model of peanut 
allergy J. Allergy Clin. Immunol., 138, 1652-1662 
 
Anhedonia 
Lim, B.K., Huang, K.W., Grueter, B.A., Rothwell, P.E. and Malenka, R.C. (2012) Anhedonia requires MC4R-
mediated synaptic adaptations in nucleus accumbens Nature, 487, 183-189 
 

Anthrax toxin protection 
De, B.P., Hackett, N.R., Crystal, R.G. and Boyer, J.L. (2008) Rapid/sustained anti-anthrax passive immunity 
mediated by co-administration of Ad/AAV Mol. Ther., 16, 203-209 
 

Anti-angiogenesis (cancer therapy); see also “Tumour cells, effect on” 
Batchu, R.B., Qazi, A.M., Seward, S., Haider, M., et al (2010) B cell transduction of capsid mutant (Y730F) 
adeno-associated virus-2 vectors with mage-A3 gene for immunotherapy of colorectal cancer J. Surg. Res., 158, 
197 
Hacker, U.T., Wingenfeld, L., Kofler, D. M., Schuhmann, N.K., et al (2005) Adeno-associated virus serotypes 
1 to 5 mediated tumor cell directed gene transfer and improvement of transduction efficiency J. Gene Med., 7, 
1429-1438 
Igarashi, T., Miyake, K., Masuda, I., Takahashi, H. and Shimada, T. (2010) Adeno-associated vector (type 8)-
mediated expression of soluble Flt-1 efficiently inhibits neovascularization in a murine choroidal 
neovascularization model Hum. Gene Ther., 21, 631-637 
Isayeva, T., Ren, C. and Ponnazhagan, S. (2005) Recombinant adeno-associated virus 2-mediated 
antiangiogenic prevention in a mouse model of intraperitoneal ovarian cancer Clin. Cancer Res., 11, 1342-1347 
Isayeva, T. and Ponnazhagan, S. (2007) Intraperitoneal gene therapy by rAAV provides long-term survival 
against epithelial ovarian cancer independently of survivin pathway Gene Ther., 14, 138-146 
Isayeva, T., Chanda, D., Kallman, L., Eltoum, I-E.A. and Ponnazhagan, S. (2007) Effects of sustained 
antiangiogenic therapy in multistage prostate cancer in TRAMP model Cancer Res., 67, 5789-5797 
Kuo, C-H., Chen, P-K., Chang, B-I., Sung, M-C., et al (2012) The recombinant lectin-like domain of 
thrombomodulin inhibits angiogenesis through interaction with Lewis Y antigen Blood, 119, 1302-1313 
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Kuo, C-H., Chang, B-I., Lee, F-T., Chen, P-K., Lee, J-s., Shi, G-Y. and Wu, H-L. (2015) Development of 
recombinant adeno-associated virus serotype 2/8 carrying kringle domains of human plasminogen for sustained 
expression and cancer therapy Hum. Gene Ther., 26, 603-613 
Levy, H.C., Bowman, V.D., Govindasamy, L., McKenna, R., et al (2009) Heparin binding induces 
conformational changes in Adeno-associated virus serotype 2 J. Struct. Biol., 165 146–156 
Mahendra, G., Kumar, S., Isayeva, T., Mahasreshti, P.J., et al (2005) Antiangiogenic cancer gene therapy by 
adeno-associated virus 2-mediated stable expression of the soluble FMS-like tyrosine kinase-1 receptor Cancer 
Gene Ther., 12, 26-34 
McMahon, J.M., Conroy, S., Lyons, M., Greiser, U., O’Shea, C., Strappe, P., Howard, L., Murphy, M., Barry, 
F. and O’Brien, T. (2006) Gene transfer into rat mesenchymal stem cells: a comparative study of viral and 
nonviral vectors Stem Cell. Dev., 15, 87-96 
Mu, W., Long, D.A., Ouyang, X., Agarwal, A., et al (2009) Angiostatin overexpression is associated with an 
improvement in chronic kidney injury by an anti-inflammatory mechanism Am. J. Physiol. Renal. Physiol., 296: 
F145–F152 
Nieto, K., Stahl-Hennig, C., Leuchs, B., Müller, M., et al (2012) Intranasal vaccination with AAV5 and 9 
vectors against human papillomavirus type 16 in rhesus mcaques Hum. Gene Ther., 23, 3–741 
Ponnazhagan, S., Mahendra, G., Kumar, S., Shaw, D.R., et al (2004) Adeno-associated virus 2-mediated 
antiangiogenic cancer gene therapy: long-term efficacy of a vector encoding angiostatin and endostatin over 
vectors encoding a single factor Cancer Res., 64, 1781-1787 
Ren, C., Kumar, S., Chanda, D., Kallman, L., et al (2008) Cancer gene therapy using mesenchymal stem cells 
expressing interferon-β in a mouse prostate cancer lung metastasis model Gene Therapy 15, 1446–1453  
Ren, C., Kumar, S., Chanda, D., Chen, J., et al (2008) Therapeutic potential of mesenchymal stem cells 
producing interferon- in a mouse melanoma lung metastasis model Stem Cells, 26, 2332-2338 
Shi, W., Teschendorf, C., Muzyczka, N. and Siemann, D. (2002) Adeno-associated virus-mediated gene 
transfer of endostatin inhibits angiogenesis and tumor growth in vivo Cancer Gene Ther., 9, 513-521 
Shi, W., Teschendorf, C., Muzyczka, N. and Siemann, D.W. (2003) Gene therapy delivery of endostatin 
enhances the treatment efficacy of radiation Radiother. Oncol., 66, 1-9 
Shi, W., Hemminki, A. and Bartlett, J.S. (2006) Capsid modifications overcome low heterogeneous expression 
of heparan sulfate proteoglycan that limits AAV2-mediated gene transfer and therapeutic efficacy in human 
ovarian carcinoma Gynecol. Oncol., 103, 1054-1062  
Shi, W-F. and Bartlett, J.S. (2008) Estrogen plays a critical role in AAV2-mediated gene transfer in ovarian 
cancer Acta Pharmacol. Sin., 29, 1440-1450 
Subramanian, I.V., Ghebre, R. and Ramakrishnan, S. (2005) Adeno-associated virus-mediated delivery of a 
mutant endostatin suppresses ovarian carcinoma growth in mice Gene Ther., 12, 30-38 
Tahara, I., Miyake, K., Hanawa, H., Kurai, T., et al (2007) Systemic cancer gene therapy using adeno-
associated virus type 1 vector expressing MDA-7/IL24 Mol Ther., 15, 1805-1811 
Takei, Y., Mizukami, H., Saga, Y., Yoshimura, I., et al (2006) Suppression of ovarian cancer by muscle-
mediated expression of soluble VEGFR-1/Flt-1 using adeno-associated virus serotype 1-derived vector Int. J. 
Cancer, 120, 278-284 
Teschendorf, C., Emons, B., Muzyczka, N., Graeven, U. and Schmiegel, W. (2010) Efficacy of recombinant 
adeno-associated viral vectors serotypes 1, 2, and 5 for the transduction of pancreatic and colon carcinoma 
cells Anticancer Res., 30, 1931-1936 
Vanrell, L., Di Scala, M., Blanco, L., Otano, I., Gil-Farina, I., et al (2011) Development of a liver-specific Tet-
On inducible system for AAV vectors and its application in the treatment of liver cancer Mol. Ther., 19, 1245–
1253 
Watanabe, M., Boyer, J.L. and Crystal, R.G. (2010) AAVrh.10-mediated genetic delivery of bevacizumab to the 
pleura to provide local anti-VEGF to suppress growth of metastatic lung tumors Gene Ther., 17, 1042–1051 
Yanamandra, N., Kondraganti, S., Gondi, C.S., Gujrati, M., et al (2005) Recombinant adeno-associated virus 
(rAAV) expressing TFPI-2 inhibits invasion, angiogenesis and tumor growth in a human glioblastoma cell line 
Int. J. Cancer, 115, 998-1005 
Yoo, J., Choi, S., Hwang, K-S., Cho, W-K., et al (2006) Adeno-associated virus-mediated gene transfer of a 
secreted form of TRAIL inhibits tumor growth and occurrence in an experimental tumor model J. Gene Med., 8, 
163-174 
 

Antibody response to 
Calcedo, R. and Wilson, J.M. (2016) AAV natural infection induces broad cross-neutralizing antibody 
responses to multiple AAV serotypes in chimpanzees Hum. Gene Ther. Clin. Dev., 27, 79-82 
Jungmann, A., Müller, O. and Rapti, K. (2017) Cell-based measurement of neutralizing antibodies against 
adeno-associated virus (AAV) In Cardiac Gene Therapy: Methods and Protocols, Methods Mol. Biol., 1521, 
(ed. Ishikawa, K.) Springer Science+Business Media, New York, pp 109-126 
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Antigen presentation/reactivity 
Ashley, S.N., Somanathan, S., Hinderer, C., Arias, M., McMenamin, D., Draper, C. and Wilson, J.M. (2017) 
Alternative start sites downstream of non-sense mutations drive antigen presentation and tolerance induction to 
C-terminal epitopes J. Immunol., 198, 4581–4587 
Huang, L-Y., Patel, A., Ng, R., Miller, E.B., Halder, S., McKenna, R., Asokan, A. and Agbandje-McKenna, M. 
(2016) Characterization of the adeno-associated virus 1 and 6 sialic acid binding site J. Virol., 90, 5219-6230 
Perrin, G.Q., Zolotukhin, I., Sherman, A., Biswas, M., de Jong, Y.P., Terhorst, C., Davidoff, A.M. and Herzog, 
R.W. (2016) Dynamics of antigen presentation to transgene product-specific CD4+ T cells and of Treg 
induction upon hepatic AAV gene transfer Mol. Ther. Meth. Clin. Devel., 3: 16083 
Tseng, Y-S., Gurda, B.L., Chipman, P., McKenna, R., Afione, S., Chiorini, J.A., Muzyczka, N., Olson, N.H. et 
al (2015) Adeno-associated virus serotype 1 (AAV1)- and AAV5-antibody complex structures reveal 
evolutionary commonalities in parvovirus antigenic reactivity J. Virol., 89, 1794-1808 
 

Anti-viral activity 
Rothe, D., Gisela Wajant, G., Grunert, H-P., Zeichhardt, H., et al (2010) Rapid Construction of adeno-
associated virus vectors expressing multiple short hairpin RNAs with high antiviral activity against echovirus 
30 Oligonucleotides, 20, 191-198 
Tartour, K., Nguyen, X-N., Appourchaux, R., Assil, S., Barateau, V., Bloyet, L-M., Gaillard, J.B., Confort, M-
P. et al (2017) Interference with the production of infectious viral particles and bimodal inhibition of replication 
are broadly conserved antiviral properties of IFITMs PLoS Pathog., 13: e1006610 
 
Apolipoproteins (see “Lipoprotein metabolism-related disorders”) 
 
Arsenic trioxide 
Mitchell, A.M., Li, C. and Samulski, R.J. (2013) Arsenic trioxide stabilizes accumulations of adeno-associated 
virus virions at the perinuclear region, increasing transduction in vitro and in vivo J. Virol., 87,  4571–4583 
 
Arthritic joint delivery 
Adriaansen, J., Tas, S.W., Klarenbeek, P.L., Bakker, A.C., et al  (2005) Enhanced gene transfer to arthritic 
joints using adeno-associated virus type 5: implications for intra-articular gene therapy Ann. Rheum. Dis., 64, 
1677-1684 
Grimstein, C., Choi, Y-K., Satoh, M., Lu, Y., et al (2010) Combination of alpha-1 antitrypsin and doxycycline 
suppresses collagen-induced arthritis J. Gene Med., 12, 35–44 
Kay, J.D., Gouze, E., Oligino, T.J., Gouz, J-N., et al (20090 Intra-articular gene delivery and expression of 
interleukin-1Ra mediated by self-complementary adeno-associated virus J. Gene Med., 11, 605-614 
Kyostio-Moore, S., Piraino, S., Berthelette, P., Moran, N., Serriello, J., Bendele, A., Sookdeo, C., Nambiar, B. 
et al (2015) Overexpression of cystatin C in synovium does not reduce synovitis or cartilage degradation in 
established osteoarthritis Arthritis Res. Ther., 17: 5 
Tas, S.W., Adriaansen, J., Hajji, N., Bakker, A.C., et al (2006) Amelioration of arthritis by intraarticular 
dominant negative IKKβ gene therapy using adeno-associated virus type 5 Hum. Gene Ther., 17, 821-832 
Watson, R.S., Broome, T.A., Levings, P.P., Rice, B.L., et al (2013) scAAV-mediated gene transfer of 
interleukin-1-receptor antagonist to synovium and articular cartilage in large mammalian joints Gene Ther., 
20, 670–677 
 
Atherosclerosis (see “Lipoprotein metabolism-related disorders”) 
 
Baculovirus expression system 
Buclez, P-O., Florencio, G.D., Relizani, K., Beley, C., Garcia, L. and Benchaouir, R. (2016) Rapid, scalable, 
and low-cost purification of recombinant adeno-associated virus produced by baculovirus expression vector 
system Mol. Ther. Meth. Clin. Dev., 3: 16035 
Steel, M., Woodburn, K., Kniffin, T., Gebretsadik, K., Chan, J., Vijay, S., Chen, H., Chalberg, T.W. and Gasmi, 
N. (2015) In vitro and in vivo comparability assessment of an AAV vector manufactured by triple transfection in 
HEK293 cells or in the baculovirus expression system Hum. Gene Ther., 26, A70 
Wu, Y., Jiang, L., Geng, H., Yang, T., Han, Z., He, X., Lin, K. and Xu, F. (2018) A recombinant baculovirus 
efficiently generates recombinant adeno-associated virus vectors in cultured insect cells and larvae Mol. Ther: 
Meth. Clin. Dev., 10, 38-47 
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Behavioural changes 
Chen, J.L., Carta, S., Soldado-Magraner, J., Schneider, B.L. and Helmchen, F. (2013) Behaviour-dependent 
recruitment of long-range projection neurons in somatosensory cortex Nature, 499, 336-340 
Muhia, M., Willadt, S., Yee, B.K., Feldon, J., Paterna, J-C., Schwendener, S., Vogt, K., Kennedy, M.B. and 
Knuese, I. (2012) Molecular and behavioral changes associated with adult hippocampus-specific SynGAP1 
knockout Learn. Mem., 19, 268-281 
 
Bile salt metabolism 
Boesjes, M., Bloks, V.W., Hageman, J., Bos, T., van Dijk, T.H., Havinga, R., Wolters, H., Jonker, J.W., 
Kuipers, F. and Groen, A.K. (2014) Hepatic farnesoid X-receptor isoforms 2 and 4 differentially modulate 
bile salt and lipoprotein metabolism in mice PLoS One, 9: e115028 
 
Blood-brain barrier 
Foley, C.P., Rubin, D.G.., Santillan, A., Sondhi, D., Dyke, J.P., Gobin, Y.P., Crystal, R.G. and Ballon, D.J.  
(2014) Intra-arterial delivery of AAV vectors to the mouse brain after mannitol mediated blood brain barrier 
disruption J. Control. Release, 196, 71–78 
 
Body weight control (see “Obesity”) 
 
Bone disorders 
Dai, J. and Rabie, A.B.M. (2007) The use of recombinant adeno-associated virus for skeletal gene therapy 
Orthod. Craniofacial Res., 10, 1-14  
Kumar, S., Mahendra, G., Nagy, T.R. and Ponnazhagan, S. (2004) Osteogenic differentiation of recombinant 
adeno-associated virus 2-transduced murine mesenchymal stem cells and development of an immunocomponent 
mouse model for ex vivo osteoporosis gene therapy Hum. Gene Ther., 15, 1197-1206 
Kumar, S., Mahendra, G. and Ponnazhagan, S. (2005) Determination of osteoprogenitor-specific promoter 
activity in mouse mesenchymal stem cells by recombinant adeno-associated virus transduction Biochim. 
Biophys. Acta, 1731, 95-103 
Kumar, S., Nagy, T.R. and Ponnazhagan, S. (2010) Therapeutic potential of genetically modified adult stem 
cells for osteopenia Gene Ther., 17, 105–116 
Kumar, S., Wan, C., Ramaswamy, G., Clemens, T.L. and Ponnazhagan, S. (2010) Mesenchymal stem cclls 
expressing osteogenic and angiogenic factors synergistically enhance bone formation in a mouse model of 
segmental bone defect Mol. Ther., 18, 1026–1034 
Shenegelegn Mern, D., Tschugg, A., Hartmann, S. and Thome, C. (2017) Self-complementary adeno-
associated virus serotype 6 mediated knockdown of ADAMTS4 induces long-term and effective enhancement of 
aggrecan in degenerative human nucleus pulposus cells: A new therapeutic approach for intervertebral disc 
disorders PloS One, 12: e0172181 
 
Caffeine, effect of 
Lazarus, M., Shen, H-Y., Cherasse, Y., Qu, W-M., et al (2011) Arousal effect of caffeine depends on adenosine 
A2A receptors in the shell of the nucleus accumbens J. Neurosci., 31, 10067–10075 
 
Capsid – assembly, target specificity, structure, peptide ligand insertion 
Agbandje-McKenna, M. and Kleinschmidt, J. (2011) AAV capsid structure and cell interactions In Adeno-
Associated Virus: Methods and Protocols, Methods Mol. Biol., 807 (ed. Snyder, R.O. and Moullier, P.), 
Springer Science+Business Media, pp 47-92 
Aslanidi, G.V., Rivers, A.E., Ortiz, L., Song, L., et al (2013) Optimization of the capsid of recombinant adeno-
associated virus 2 (AAV2) vectors: the final threshold? PLoS One, 8: e59142 
Aydemir, F., Salganik, M., Resztak, J., Singh, J., Bennett, A., Agbandje-McKenna, M. and Muzyczka, N. 
(2016) Mutants at the 2-fold interface of adeno-associated virus type 2 (AAV2) structural proteins suggest a 
role in viral transcription for AAV capsids J. Virol. 90, 7196-7204 
Batchu, R.B., Gruzdyn, O.V., Kung, S.T., Weaver, D.W., et al (2014) Novel AAV-DJ capsid tyrosine mutants 
with enhanced transgene expression in a pancreatic cancer cell line J. Surg, Res., 186, 637-638 
Bleker, S., Sonntag, F. And Kleinschmidt, J.A. (2005) Mutational analysis of narrow pores at the fivefold 
symmetry axes of adeno-associated virus type 2 capsids reveals a dual role in genome packaging and activation 
of phospholipase A2 activity J. Virol., 79, 2528-2540 
Boucas, J., Lux, K., Huber, A., Schievenbusch, S., et al (2009) Engineering adeno-associated virus serotype 2-
based targeting vectors using a new insertion site-position 453-and single point mutations J. Gene Med., 11, 
1103-1113 
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Büning, H., Perabo, L., Coutelle, O., Quadt-Humme, S. and Hallek, M. (2008) Recent developments in adeno-
associated virus vector technology J. Gene Med., 10, 717-733  
Büning, H., Bolyard, C.M., Hallek, M. and Bartlett, J.S. (2011) Modification and labeling of AAV vector 
particles In Adeno-Associated Virus: Methods and Protocols, Methods Mol. Biol., 807 (ed. Snyder, R.O. and 
Moullier, P.), Springer Science+Business Media, pp 273-300 
Chan, K.Y., Jang, M.J., Yoo, B.B., Greenbaum, A., Ravi, N., Wu, W-L., Sánchez-Guardado, L., Lois, C., 
Mazmanian, S.K., Deverman, B.E. and Gradinaru, V. (2017) Engineered AAVs for efficient noninvasive gene 
delivery to the central and peripheral nervous systems Nat. Neurosci., 20, 1172-1179 
Chandran, J.S., Sharp, P.S., Karyka, E., da Conceição Aves-Cruzeiro, J.M., Coldicott, I., Castelli, L.1, 
Hautbergue, G., Collins, M.O. and Azzouz, M. (2017) Site specific modification of adeno-associated virus 
enables both fluorescent imaging of viral particles and characterization of the capsid interactome Sci. Rep., 7: 
14766 
Chen, C-L., Jensen, R.L., Schnepp, B.C., Connell, M.J., et al (2005) Molecular characterization of adeno-
associated viruses infecting children J. Virol., 79, 14781-14792 
Chen, Y.H., Claflin, K., Geoghegan, J.C. and Davidson, B.L. (2012) Sialic acid deposition impairs the utility of 
AAV9, but not peptide-modified AAVs for brain gene therapy in a mouse model of lysosomal storage disease 
Mol. Ther., 20, 1393-1399 
Choudhury, S.R., Harris, A.F., Cabral, D.J., Keeler, A.M., Sapp, E., Ferreira, J.S., Gray-Edwards, H.L., 
Johnson, J.A. et al (2016) Widespread central nervous system gene transfer and silencing after systemic delivery 
of novel AAV-AS vector Mol. Ther., 24, 726-735 
Choudhury, S.R., Fitzpatrick, Z., Harris, A.F., Maitland, S.A., Ferreira, J.S., Zhang, Y., Ma, S., Sharma, R.B. 
et al (2016) In vivo selection yields AAV-B1 capsid for central nervous system and muscle gene therapy Mol. 
Ther., 24, 1247–1257 
DiPrimio, N., Asokan, A., Govindasamy, L., Agbandje-McKenna, M. and samulski, R.J. (2008) Surface loop 
dynamics in adeno-associated virus capsid assembly J. Virol., 82, 5178-5189 
Drouin, L.M., Lins, B., Janssen, M., Bennett, A., Chipman, P., McKenna, R., Chen, W., Muzyczka, N., 
Cardone, G., Baker, T.S. and Agbandje-McKenna, M. (2016) Cryo-electron microscopy reconstruction and 
stability studies of the wild type and the R432A variant of adeno-associated virus type 2 reveal that capsid 
structural stability is a major factor in genome packaging J. Virol., 90, 8542-8541 
Gabriel, N., Hareendran, S., Sen, D., Gadkari, R.A., et al (2013) Bioengineering of AAV2 capsid at specific 
serine, threonine, or lysine residues improves its transduction efficiency in vitro and in vivo Hum. Gene Ther. 
Methods, 24, 80–93 
Gigout, L., Rebollo, P., Clement, N., Warrington, K.H., et al (2005) Altering AAV tropism with mosaic viral 
capsids Mol. Ther., 11, 856-865 
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